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Foreword I

If you’re not involving patients, you’re not doing HTA!

It’s that simple. Patient involvement improves the quality, relevance, and value of
HTA. It is difficult to conceive of health technology assessment being conducted in
a meaningful way in the twenty-first century without the involvement of patients.

As the President and CEO of a Health Technology Assessment agency, and as
Chair of the International Network of Agencies for Health Technology Assessment
(INAHTA), I am a strong advocate for patient involvement in HTA.

Patient Involvement in HTA explores the rationales underlying patient involvement,
provides research methodologies to produce patient-based evidence, describes how
patient involvement is being achieved in different countries, and provides the point of
view of various stakeholders. They go one step further by providing insight into how all
stakeholders can contribute to making patient involvement more robust and meaningful.

The book is truly an international collaboration with contributions from a virtual who’s
who of experts from INAHTA member agencies around the globe—not to mention patient
organisations, academia, health technology developers, and health care funders.

Don’t think you’ve done your part by buying this book. Read it. Learn from it.
Let it spark discussions about what you, your colleagues, your organisation, and
your networks can do to improve patient involvement in HTA. There are important
messages for all stakeholders, and I will do my part to support and indeed imple-
ment many of the proposals identified in the book—within my agency and more
broadly across INAHTA member agencies.

Facey, Single, and Hansen have given us an invaluable resource that can help us
improve the quality and relevance of HTA. I encourage you to take up their call to action.

Brian O’Rourke
Canadian Agency for Drugs and Technologies in Health (CADTH)
Ottawa, ON, Canada

Chair of the International Network of Agencies
for Health Technology Assessment (INAHTA)
Edmonton, AB, Canada
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Foreword 11

The development of new health technologies, be it at the scientific bench or the
clinical bedside, involves the involvement of patients in one way or another. So, it
seems profoundly intuitive that patient involvement also occurs during health tech-
nology assessment (HTA). However, the lack of meaningful ways for patients to
participate and influence HTA is still very noticeable across the globe. This book
places patient involvement in HTA within a strong scientific and policy context. It
establishes a coherent case that the scientific basis of HTA is not robust without
research to produce patient-based evidence and participation of patients in the HTA
process. It describes credible methodologies to achieve it. By classifying the ways
in which patients interact with HTA, providing their perspectives, identifying their
preferences, and helping to uncover evidence uncertainties, the authors describe a
starting point from which the HTA community can debate the opportunities and
challenges of patient involvement. Everyone involved in HTA should read this
book. It doesn’t provide all the answers. But it will certainly stimulate those with a
strong desire to ensure that HTA has face and construct validity to think what more
they can, and should, do to incorporate patients’ perspectives and experiences in
their work.

Carole Longson
Past President, Health Technology Assessment international

Centre for Health Technology Evaluation,

National Institute for Health and Care Excellence,
London, UK
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Preface

The Birth of the Book

Can we assess the value of a health technology without involving patients? Many
HTA bodies have no or only limited patient involvement in HTA. Their reasons are
well documented: it’s too expensive, it uses too many resources, it takes too long,
it’s too biased, it’s hard to use in a scientific process, there is no established good
practice, it lacks methods, it adds little, and it’s just politics. While these concerns
may be genuine, are they accurate or sufficient to overlook a potentially important
source of information? Can we really know the value of most health technologies in
the absence of knowledge of patients’ needs, preferences and experiences?

As patient involvement has emerged and evolved in HTA, we have been chal-
lenged by others about its value and practical application. And perhaps because we
come from diverse backgrounds (statistics, anthropology, stakeholder engagement)
and different cultures (British, Danish, Australian), we’ve been challenging each
other on these issues since we began exchanging ideas through Health Technology
Assessment international (HTA1) more than a decade ago.

At the first HTAi annual meeting in Krakow in 2004, a panel session about
patients’ perspectives took place. It was the only place in the conference of HTA
professionals, researchers and health technology developers where patient issues
were mentioned. Karen M. Facey moderated the session, including presentations
from Laura Sampietro-Colom and Helle Ploug Hansen. The discussion was lively
and demonstrated the imperative for HTA to focus on patients and citizens. The fol-
lowing year, Karen and Laura established the HTAi Interest Group for Patient and
Citizen Involvement in HTA. In 2008, at a pre-conference workshop, the Interest
Group was challenged to explain what it meant by involvement—was it research
into patients’ perspectives or was it participation in the HTA process? After much
reflection, in 2010, we published our answer in the paper ‘Patients’ perspectives in
health technology assessment: A route to robust evidence and fair deliberation’. In
it, we set out our belief that it was both research and participation, a definition
informed by wider global involvement initiatives in policy but uniquely shaped by
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Xii Preface

healthcare and scientific tradition in HTA. That year, at the HTAi annual meeting in
Dublin, patient issues began to gain attention in sessions outside those run by the
Interest Group.

At the HTAi annual meeting in Washington in 2013, Timothy Wrightson from
Springer Publishers told Karen M. Facey and Helle Ploug Hansen that something
was missing. The HTAI society with its academics and HTA professionals lacked a
book on patient involvement in HTA. Timothy asked if Karen and Helle could and
would take the lead as editors on such a book. Like most people, Karen and Helle
did not have the time to add a book to already heavy workloads, and they knew all
too well how challenging a task it would be to bring together the diverse array of
work in this field. They should decline. Instead, they discussed it with members of
the HTAI Interest Group. Everyone thought the book was needed and several offered
to write chapters, so Karen and Helle accepted the invitation from Springer.
However, after creating the book’s outline, contacting possible authors and review-
ing abstracts, they realised that they needed one more person in the group of editors.
So, Ann N.V. Single was contacted and accepted this challenge.

So why have we worked with more than 80 authors in five continents to produce
this book? In truth, it was not just the gaping need for an academic text on this sub-
ject. We were also eager to spend time taking stock of the field, looking for answers
in the many papers published and learning from the authors contributing chapters.
Do we now have the research approaches? What are the best mechanisms to support
patient participation? Can we use consistent terms and what do we mean by them?
What are the consequences of our definition of patient involvement? How are HTA
bodies involving patients? What are the implications of reduced budgets and rapid
HTAs? Is patient involvement making a difference and how would we know? What
needs to happen next? This book tries to give at least tentative answers to these
questions.

Contributors

As HTA is interdisciplinary, it has been important to obtain different views about
patient involvement in HTA. The contributors of this book come from a wide range
of professions and positions in different organisations. They come from different
countries and cultures, and authors are writing from their own perspectives and
experiences. Although all of the authors manage the English language, they have
faced many challenges on their writing journey, including unpacking the different
meanings and practice behind common words and concepts and responding to
insights found in other chapters. We have encouraged the authors to use a common
language and style, creating consistency and continuity across the chapters to form
a cohesive book that can be read from cover to cover, rather than a random selection
of works. We do not necessarily agree with all the authors, but we welcome their
views to challenge our assumptions and encourage debate and research in a field
that is rapidly developing.



Preface Xiii

Since the beginning of 2015, the authors of the 37 chapters of this book have
worked collaboratively with skill, thoughtfulness and tenacity together with their
associates and the editors. Difficult questions have been asked and patience has
been tested, but commitment has not waned. New ideas have been generated and
existing ideas have been adapted to HTA, filling gaps in knowledge and competen-
cies within patient involvement in HTA. Several authors had their own experiences
of serious illness during the writing period and showed determination to complete
their chapters. In particular, we offer our condolences to the family of Dr. Christin
Andersson who passed away in December 2016.

Content and Organisation

The book is written for academics and HTA professionals. The conceptual, political
and ethical rationales for patient involvement in HTA are explored in Part I, with
specific research methodologies described in Part II. Part III then presents examples
from a range of HTA bodies and stakeholders showing how patient involvement is
achieved and plans for improving processes. It is our hope that this book will find
its place in master’s programmes, in PhD courses and in every HTA body.
Furthermore, it is our hope that it will give those working in HTA the confidence to
review the evidence for patient involvement and implement the methods that
improve assessments.

Now, the book is here. We hope it will be ‘a page turner’. At the same time, we
hope you will return again and again to it to reach a deeper and more complex
understanding of patient involvement in HTA that emboldens you to reflect and alter
your own practice when involving patients.

Ashgrove, QLD, Australia Ann N.V. Single
Edinburgh, UK Karen M. Facey
Odense, Denmark Helle Ploug Hansen
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Conceptualisation



Chapter 1
Health Technology Assessment

Karen M. Facey

1.1 Introduction

This chapter will explore the history of health technology assessment (HTA) and
how it has evolved in terms of processes and methods, highlighting elements rele-
vant to patient involvement to lay a foundation for the subsequent chapters of this
book. HTA is a policy analysis that seeks to inform decision-makers in national,
regional or hospital health services about the use of health technologies. HTAs
require systematic processes that critically assess research about the impacts of
using the health technology along with context-specific appraisal of the social, eco-
nomic, legal and ethical implications of the use of the health technology. This is not
simply a scientific endeavour. It requires interdisciplinary deliberative discussion
and value judgements about the relevance of the evidence for the local health sys-
tem. HTAs may recommend the use or disinvestment of a health technology and so
are subject to political, public and stakeholder scrutiny. As a result there has been
pressure to involve those who have a specific interest in the health technology, par-
ticularly patients, in the HTA process. However, this is contentious due to concerns
about potential bias and representativeness of patient input and the scientific integ-
rity of patient evidence.

K.M. Facey

Usher Institute of Population Health Sciences and Informatics, University of Edinburgh,
9 The Bioquarter, 9 Little France Road, Edinburgh, EH16 4UX, UK

e-mail: k.facey @btinternet.com
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1.2 Context and History

Health systems, whether funded by taxation, social insurance, personal insurance or
private fees, need to organise their services to use available funds efficiently to
deliver effective, safe, person-centred care in a timely and equitable manner for the
population they serve (Committee on Quality Health Care in America 2001). They
have to make choices about who to treat, with what intervention, in what setting and
for how long (Newdick 2004). Such questions must be considered not just in the
context of the individual patient but in terms of providing the best possible service
to all potential users of the health system (Drummond et al. 2006, Chap. 2). Thus
resource allocation questions often seek to maximise health gain of the population
overall, recognising that there is an opportunity cost to any investment (giving up
the possibility of funding an alternative intervention with that money) (Metzler and
Smith 2012).

Daniels and Sabin (2008 [1]) stated that resource allocation decisions in health-
care were ‘rife with moral disagreements and a fair, deliberative process is neces-
sary to establish legitimacy and fairness of such decisions’. They argued that
resource allocation:

1. Processes must be public (fully transparent) about the grounds for
decisions.

2. Decisions must rest on reasons that stakeholders can agree are relevant.

. Decisions should be revisable in light of new evidence and arguments.

4. Should include assurance, through enforcement, that these three conditions are
met.

W

In fact, three decades earlier, the US Senate had noted that ‘a reasonable
amount of justification should be provided before costly new medical technolo-
gies and procedures are put into general use’ (Office of Technology Assessment
OTA 1976 [vii]). As a result, the OTA created a report providing examples of
medical technologies in the fields of diagnostics, implantable devices, vaccines,
surgery, medicines and interventional procedures that illustrated the diversity in
development, purpose and the use of medical technologies (OTA 1976). It noted
that decisions about the use of such new technologies were often made on the
basis of evidence about technical feasibility, safety and anticipated need or
demand, but that wider consideration of impacts should be assessed, including
implications for:

¢ Patients
e Patients’ families
e Society as a whole (environmental impacts, ethics, cultural values)
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Medical care system
Legal and political systems
The economy

OTA (1976) stated that to systematically consider these wider impacts of medical

technologies, a comprehensive form of policy research was needed to provide deci-
sion-makers with policy alternatives. The formal process of ‘technology assess-
ment’, which had first been used to evaluate other forms of technologies in 1965,
was suggested. Technology assessment was described as systematically examining
the short- and long-term social consequences (e.g. societal, economic, ethical, legal)
of the application or use of technology, considering unintended, indirect or delayed
social impacts (OTA 1976).

OTA (1976) described the unique features of technology assessment as

being:

Based on an explicit analytic framework, specified in advance

Comprehensive in scope, examining impacts on social, ethical, legal and other
systems that may not be immediately obvious

Carried out by a multidisciplinary group

Able to explicitly identify the groups that would be affected by the technology
and evaluate the impacts (and impacts of impacts) of the technology on each

party
The report (OTA 1976) outlined a list of questions to be considered for

each potential area of impact. Box 1.1 shows the questions about the implica-
tions for patients and families of a new heart valve.

Box 1.1: Questions to Assess the Impacts of Medical Technologies on
Patients: Heart Valve Example (OTA 1976, reformatted)

What are the implications of the technology for the patient?
What will be the quality of life of the patient who has been treated?
Normally active?

Moderately restricted? Physically disabled?

A recipient of an artificial heart could reasonably expect to lead an active,
productive, fairly normal life.
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What psychological effects can be anticipated? Guilt? (Because of high
financial and social costs to family) Anxiety? Feelings of dehumanisation?
Dependency? Anxieties and even psychoses might be precipitated in heart
recipients who are preoccupied by dependence on an inorganic source of
power. Such reactions have been observed in patients receiving dialysis for
chronic kidney disease. Furthermore, some of the drugs that might be used as
supportive therapy, e.g. steroids, themselves have psychotropic effects.

If nuclear-powered artificial hearts are used, it may be necessary to iden-
tify or even monitor movement of recipients in order to protect the nuclear
fuel and to recover it after death. Recipients might be required to waive some
of the individual freedom most of us take for granted.

Will regimentation result from the use of the technology? Loss of freedom
over one’s body?

Death from heart disease is sometimes, although not always, swift and
painless. Although the benefits of prolonging life with an artificial heart are
obvious, the recipient will have to be made aware of the possibility of death
from failure of the implant procedure.

Will the use of the technology increase the probability of a lingering and
painful death?

Once surgery is complete, the procedure can be reversed only by removing
or deactivating the artificial heart, thereby allowing the patient to die.

Will the effects of the new technology be reversible if the patient feels that
its benefits are outweighed by its drawbacks? Will the individual be able to
choose to die?

What are the implications for the patient’s family?

Implantation of an artificial heart will permit survival of the patient, and
the benefits to the rest of the family will be numerous. On the other hand,
unless the cost of implantation of the heart is covered by some third-party
payer; the enormous financial burdens could impoverish the patient’s entire
family and strain intrafamily relationships.

What will be the costs to the family? How will the new technology affect
family structure?

The plutonium contained in a nuclear-powered artificial heart may, how-
ever well shielded, emit radiation that could pose some danger to family mem-
bers who are frequently close to the patient.

Will there be any physical dangers to the immediate family?

Will the device or procedure be psychologically acceptable to the family?

Will active cooperation or assistance of family members be necessary on a
continuing basis?

How will the new technology affect individual or family budgets? What
purchases will families forego if they have to pay for the new technology?
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1.3 Development of HTA

1.3.1 Spread of HTA

Although OTA was criticised as being an ‘unnecessary agency’ (Banta 2009 [8])
and closed in 1995, it stimulated technology assessment activities in other countries
(Banta 2009). In Denmark, in 1982, and Sweden in 1987, national organisations
were given responsibility to undertake systematic assessments of all forms of health
intervention (including medical technologies, educational programmes, organisa-
tion of care) to inform policy and practice (Sigmund and Kristensen 2009; Jonsson
2009). So the ethos and processes of OTA’s technology assessment were used under
the new name of health technology assessment, with definitions of HTA that were
taken directly from OTA’s work. These have stood the test of time and have now
been adopted by international societies and networks (Box 1.2).

Box 1.2: Definitions

Health technology is the application of scientific knowledge in healthcare
and prevention, including technologies such as diagnostics, treatments, medi-
cal equipment, pharmaceuticals, rehabilitation, prevention methods, organisa-
tional and supportive systems within which healthcare is provided.

HTA is a multidisciplinary process that summarises information about the
medical, social, economic and ethical issues related to the use of a health
technology in a systematic, transparent, unbiased, robust manner. Its aim is to
inform the formulation of safe, effective, health policies that are patient
focused and seek to achieve best value. Despite its policy goals, HTA must
always be firmly rooted in research and the scientific method.

(EUnetHTA 2016a)

HTA is a field of scientific research to inform policy and clinical decision-
making on the introduction and use of health technologies. Health technolo-
gies include pharmaceuticals, devices, diagnostics, procedures and other
clinical, public health and organisational interventions.

HTA is a multidisciplinary field that addresses the clinical, economic,
organisational, social, legal and ethical impacts of a health technology, con-
sidering its specific healthcare context as well as available alternatives. The
scope and methods of HTA may be adapted to the needs of a particular health
system, but HTA processes and methods should be transparent, systematic
and rigorous. In health systems throughout the world, HTA plays an essential
role in supporting decision-making.

(Health Technology Assessment International (HTAi) 2016)
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The proliferation of HTA in the past two decades is shown by the breadth of
membership in the International Network of Agencies for HTA (INAHTA). INAHTA
is a society for non-profit HTA bodies, with 51 members in 31 countries in 5
continents (INAHTA 2016). Furthermore, in 2014, the World Health Organization
(WHO) issued a declaration recognising that HTA offers rigorous and structured
research methodologies and transparent and inclusive processes. It recommended
the use of HTA in all its member states to guide policies for rational and efficient
use of medicines and devices to inform policies of universal health coverage and
support sustainable health systems (World Health Organisation 2014).

1.3.2 The HTA Process

HTA has a scientific basis, involving critical appraisal of evidence available from
research. However, as HTA seeks to inform policy about the use or organisation of
a health intervention in a national, regional or local context, the process of doing
HTA is different in each healthcare system. It takes account of the system’s respon-
sibilities, structure, care pathways and policy drivers (Chap. 31).

HTA has been described as:

* Assessment: critical review and scientific summary of the (international) evi-
dence about relevant aspects of the health technology (Garrido et al. 2008)

» Appraisal: wider consideration of the assessment information, taking account of
(local) values and other factors (Garrido et al. 2008)

The processes for assessment have been developed over decades and arise from
the evidence-based medicine movement. However, HTA goes beyond evidence-
based medicine to interpret the evidence in relation to the local healthcare system.
For this interpretation, a multi-stakeholder advisory group is often needed. In HTA
systems that feed directly into healthcare decisions (such as for reimbursement
decisions), this process is called appraisal, but in other systems that are more advi-
sory in nature, this terminology may not be used (Chap. 28).

In the past decade, it has also been recognised that HTA may need to extend
its remit beyond traditional assessment/appraisal boundaries to influence the
generation of evidence for a health technology over its life cycle of development
and use (Facey et al. 2015). HTA bodies can provide helpful advice on clinical
studies that are primarily designed for other purposes (such as a regulatory
authorisation) or on research specifically commissioned to study particular impli-
cations of the health technology (such as comparative effectiveness, economic
evaluations or user attitudes). Where there are major uncertainties in the evidence
at the time of HTA assessment, further evidence collection may be instigated to
collect specific outcomes to confirm the value of a promising health technology
in the so-called managed entry agreements (Klemp et al. 2011). HTA bodies can
advise in both situations on the evidence that would be of value to HTA.


http://dx.doi.org/10.1007/978-981-10-4068-9_31
http://dx.doi.org/10.1007/978-981-10-4068-9_28
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1.3.3 HTA Methods

HTA is founded on scientific research and seeks to answer clear, structured research
questions about the implications (direct and indirect, intended and unintended) of
using the health technology. It is often structured using the PICO framework from
evidence-based medicine (Sackett et al. 1997):

* Population (who should be treated)

e Intervention (technical specification of health technologies under study, how
they will be given)

e Comparator (health technologies currently used in the health service)

e Outcome (what outcomes/impacts are important)

Research questions are answered primarily by secondary research (systematic
review of published literature with critical assessment of relevant studies) or if no
literature can be found, by primary research (undertaking new research).

One of the first detailed HTA handbooks published in English came from the
Danish Centre for HTA (DACEHTA) in 2001. It was updated in 2007 (Kristensen
and Sigmund 2008) and presented a comprehensive model of HTA based on:

 Clinical effectiveness
e Cost effectiveness organisational issues
e Patient aspects

The handbook covered the planning of HTA, ethical considerations, systematic
literature review (for all aspects of the HTA), primary research to understand stake-
holders perspectives (qualitative methods, survey methods, analysis of registries
and measurement of health status), clinical effectiveness, patient aspects, organisa-
tional issues, economic issues, synthesis and quality assurance to formulate a sound
basis for decision-making.

In the 1990s and early 2000s, collaborative HTA work was undertaken among
HTA bodies in the EUR-ASSESS! and ECHTA? Projects (Banta et al. 1997, Jonsson
et al. 2002). This was followed in 2006, by the European Commission-funded proj-
ect to develop a European network for HTA (EUnetHTA) and three subsequent Joint
Actions® of European Union (EU) Member States. The centrepiece of this work
from a methodological standpoint has been the HTA Core Model® (EUnetHTA
2016b), which has nine domains:

1. Health problem and current health technologies
2. Description/technical characteristics

3. Safety

4. Clinical effectiveness

'Coordination and Development of Health Care Technology Assessment in Europe
2European Collaboration on HTA
3Joint Actions are initiatives that are co-funded by the European Commission and Member States.
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. Costs/economic evaluation
. Ethical analysis

. Organisational aspects

. Patient and social aspects

. Legal aspects

O 0 3 O\

The HTA Core Model® documentation is a detailed report of over 400 pages,
which describes how each domain should be studied, including assessment ele-
ments (research questions) that might be relevant for each domain and methods to
study those questions, by secondary or primary research.

Another handbook for HTA by Goodman (2014), based on his HTA 101 course,
includes methodology chapters and policy topics that have emerged over the past
decade including comparative effectiveness research, managed entry agreements
(risk-sharing schemes, patient access schemes), innovation and rapid HTA.

These forms of HTA that study a range of impacts of a health technology are
often called ‘full HTA’ or ‘comprehensive HTA’.

Although the focus and methods used for HTA in each country vary, all HTA
bodies evaluate the clinical effectiveness of a technology, assessing clinical evi-
dence from international trials in relation to the clinical pathways in their local
healthcare system. They are seeking to understand the ‘added value’ of a health
technology compared to their current standard of care. Often, added value is not
clear for the entire population, and so a specific sub-group may be identified in
whom the added value is higher or who have greater need for a new technology
because they have more limited alternatives.

Many HTA bodies also evaluate economic considerations such as cost-
effectiveness (value for money) and budget impact (total cost per year of the treat-
ment for all the patients that are expected to receive the treatment). Only a few HTA
bodies systematically and explicitly evaluate social, legal or ethical issues or organ-
isational or patient aspects.

One of the major changes to HTA methodology in the 2000s was the move away
from comprehensive HTAs to more rapid processes that could inform reimburse-
ment/coverage decisions of medicines. This has meant HTAs occur at the point of
market launch when the only evidence available is from the clinical research devel-
oped for the regulatory submission, which may not be published (Facey et al. 2015).

To inform reimbursement, HTAs had to be produced much quicker and in
larger numbers than comprehensive HTA allowed. These more rapid HTAs also
required new processes that were less resource intensive for HTA staff. So there
was a move away from HTA researchers undertaking systematic reviews of all
published evidence and producing comprehensive reports about all the implica-
tions of using a health technology. Instead, submissions of evidence were sought
from health technology developers, or rapid literature reviews of other systematic
reviews were undertaken. This has resulted in shorter HTA reports targeted at
decision-makers (Watt et al. 2008). In the past decade, as new countries have
instigated HTA, most have taken on these more rapid processes, and so assess-
ment of the wider implications of using a health technology have been lost
(Nielsen et al. 2011).
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To inform reimbursement, HTAs had to be produced much quicker and in larger
numbers than comprehensive HTA allowed. These more rapid HTAs also required
new processes that were less resource intensive for HTA staff. So there was a move
away from HTA researchers undertaking systematic reviews of all published evi-
dence and producing comprehensive reports about all the implications of using a
health technology. Instead, submissions of evidence were sought from health tech-
nology developers, or rapid literature reviews of other systematic reviews were
undertaken. This has resulted in shorter HTA reports targeted at decision-makers
(Watt et al. 2008). In the past decade, as new countries have instigated HTA, most
have taken on these more rapid processes, and so assessment of the wider implica-
tions of using a health technology have been lost (Nielsen et al. 2011).

HTAs often find ‘uncertainties’ in the evidence due to:

e Short-term outcomes studied in controlled clinical trials that may not reflect
clinical practice

* Lack of data about the health technology comparator of interest

* Limited evidence about the costs and impacts of the health technology and its
comparator over the lifetime of a patient

These are often exacerbated in rapid HTAs, where evidence is only available
from limited sources over a short time period.

These uncertainties are often the key areas of discussion by an appraisal or multi-
stakeholder advisory committee. Indeed, Hofmann noted that value judgements are
needed in economic evaluations, analysis of ethical, legal and social issues and
reporting of HTA results and in appraisal and decision-making (Hofmann et al.
2014). However, few HTA bodies are explicit about their scientific and social value
judgements (Rawlins 2014, Hofmann et al. 2014).

As (OTA 1976) identified, when there may be differences in values, as broad a
group as possible should be involved in preparing the assessment, including adversar-
ies on certain issues. Daniels and Sabin (2008) also indicated that decisions must rest
on reasons that stakeholders can agree. Furthermore, as HTAs have been increasingly
used to inform reimbursement/coverage decisions that manage patient access to health
interventions, public and patient interest in HTA has increased. As a result, various
groups of stakeholders and academics have developed principles for HTA (Wilsdon
and Serota, 2011) that cover the structure, methods, process and use of HTA. These all
include the need to involve stakeholders in HTA.

1.4 Patient Involvement in HTA

HTA processes could be considered as including the five pillars of quality relating
to effectiveness, safety, efficiency, timeliness and equity, and so the sixth pillar of
quality relating to patient centredness should also be included (Committee on
Quality Health Care in America 2001). Moreover, it has now been recognised that
patient involvement in HTA can contribute to democratic, technocratic, scientific
and instrumental goals (OHTAC Public Engagement Subcommittee 2015).
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In this chapter (and for the rest of the book), we use the term ‘patient’ to mean
anyone who has direct experience of living with the condition being studied in the
HTA or who may be eligible to receive the technology (e.g. specific members of the
public who might be invited for vaccination or to undertake a diagnostic interven-
tion). This can include individuals who have had or have the condition, informal
caregivers (sometimes called carers) and voluntary groups that advocate for patients,
such as patient organisations, self-help groups, user groups and patient associations.
This does not include general members of the public or citizens who may use other
services in the health system or someone who is a clinical expert.

‘Involvement’ is a term that is used widely but may be understood in different
ways in different countries and alternative terms such as engagement, participation
and empowerment may be used (Barello et al. 2014). This book presents the concept
developed by the HTAI Interest Group for Patient and Citizen Involvement in HTA
(the HTAI Interest Group) that patient involvement in HTA encompasses two dis-
tinct but complementary ways in which HTAs could be strengthened by taking
account of patients’ perspectives (adapted from Facey et al. 2010):

* Research into patient aspects (patients’ experiences, preferences, perspectives)
» Patient participation in the HTA process

Coulter (2004) stressed that as HTA involves value judgments, it should have
greater patient and public participation. She stated that a patient-focused HTA
would determine the types of questions that patients want to be answered and
engage them in determining HTA priorities, designing and conducting assessments
and appraisals, receiving and using findings from HTA and debating policy priori-
ties and rationing. In 2010, Gauvin et al. (2010) provided a framework to consider
the different levels of patient and public participation that could be used at every
stage of HTA. This framework has been developed further in Chap. 5 to identify
specific mechanisms of participation that have been used by the HTA bodies who
present their work in Part III.

Coulter (2004) also stated that the HTA research process should include a variety
of methods to determine the experience, views and preferences of wide groups of
patients. The DACEHTA Handbook on HTA (Kristensen and Sigmund 2008) and the
EUnetHTA Core Model® (EUnetHTA 2016b) presented methods to obtain robust
evidence about patients’ perspectives and experiences, but this is within the context
of the full HTA. For the many HTA bodies that focus on the assessment of clinical
and cost-effectiveness, and who must do this in a rapid time frame, there are ques-
tions about how to develop robust patient-based evidence (Chap. 4). Like all issues
in HTA, planning is key and such research should be planned well in advance (Facey
et al. 2010) and international, multidisciplinary collaborations encouraged. Part II of
this book will present methodologies for qualitative and quantitative research to
understand patient aspects, including discussion of these challenges.

In 2014, HTAi undertook an international Delphi process to create consensus on
Values and Quality Standards for Patient Involvement in HTA (HTAi 2014) as pre-
sented in Table 1.1 and Box 1.3. The values clearly relate to either research or par-
ticipation, but the quality standards may relate more to participation with the
assumption that research has its own ethical standards.


http://dx.doi.org/10.1007/978-981-10-4068-9_5
http://dx.doi.org/10.1007/978-981-10-4068-9_4
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Table 1.1 HTAI Values for Patient Involvement in HTA (HTAi 2014)
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Value Descriptor

Relevance Patients have knowledge, perspectives and experiences that are unique and
contribute to essential evidence for HTA.

Fairness Patients have the same rights to contribute to the HTA process as other
stakeholders and have access to processes that enable effective engagement.

Equity Patient involvement in HTA contributes to equity by seeking to understand the
diverse needs of patients with a particular health issue, balanced against
the requirements of a health system that seeks to distribute resources fairly
among all users.

Legitimacy Patient involvement facilitates those affected by the HTA recommendations/
decision to participate in the HTA, contributing to the transparency,
accountability and credibility of the decision-making process.

Capacity Patient involvement processes address barriers to involving patients in HTA

building and build capacity for patients and HTA organizations to work together.

Box 1.3: HTAi Quality Standards for Patient Involvement in HTA
(HTAi 2014)
General HTA process

1.

HTA organisations have a strategy that outlines the processes and respon-
sibilities for those working in HTA and serving on HTA committees to
effectively involve patients.

HTA organisations designate appropriate resources to ensure and support
effective patient involvement in HTA.

. HTA participants (including researchers, staff, HTA reviewers and com-

mittee members) receive training about appropriate involvement of patients
and consideration of patients’ perspectives throughout the HTA process.
Patients and patient organisations are given the opportunity to participate
in training to empower them so that they can best contribute to HTA.
Patient involvement processes in HTA are regularly reflected on and
reviewed, taking account of the experiences of all those involved, with
the intent to continuously improve them.

For individual HTAs

6.

7.

10.

Proactive communication strategies are used to effectively reach, inform
and enable a wide range of patients to participate fully in each HTA.
Clear timelines are established for each HTA with advance notice of deadlines
to ensure that appropriate input from a wide range of patients can be obtained.
For each HTA, HTA organisations identify a staff member whose role is
to support patients to contribute effectively to HTA.

In each HTA, patients’ perspectives and experiences are documented, and the
influence of patient contributions on conclusions and decisions is reported.
Feedback is given to patient organisations who have contributed to an
HTA, to share what contributions were most helpful and provide sugges-

tions to assist their future involvement.
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1.5 Discussion

As Part III of this book shows, HTA bodies vary widely in their roles and functions.
Some undertake comprehensive HTAs; others perform rapid HTAs. Some have a
remit to do the assessment, others do appraisal, some do both. Some assess indi-
vidual health technologies in each HTA. Some assess a wide range of health tech-
nologies for a condition in one HTA. Some provide scientific advice to health
technology developers about their trial design, and some manage registries to col-
lect evidence post HTA to inform a future reassessment.

HTA appraisal committees judge the available evidence within the local social
and political context, trying to create fair processes with consistent decisions that
can be explained. As Coulter (2004) noted the balancing act of individual needs
versus population requirements cannot be left to ‘experts’ alone. Patients (and citi-
zens) need to understand the choices confronting policymakers and have the chance
to be involved in determining priorities and trade-offs, but this must be done in a
manner that promotes fair decisions for all users of the health system (Coulter
2004). Indeed, as Menon et al. (2015) stated, patient involvement can help resolve
the decision uncertainties that arise in any HTA.

Patient involvement in HTA can help with the difficult value judgments that arise when
clinical and economic evidence is limited, or added value is at the cusp of a pre-defined
threshold, by explaining the real-world implications for patients. This becomes increas-
ingly important as expedited regulatory pathways (Eichler et al. 2015, Food and Drug
Administration 2015), an increased number of products for rare diseases and stratified
medicine yield smaller clinical evidence bases. It is also relevant for all forms of health
technologies other than medicines, where the evidence base has always been sparser.

HTA has been described as ‘a bridge between the world of research and the
world of decision-making’ (Battista and Hodge 1999 [1464]). I have often modified
this image to explain that patient involvement provides the lights on the bridge. It
can alter the value judgments made in any HTA by elucidating the unintended and
indirect impacts of the health technology, illuminating areas of unmet need, out-
comes that matter to patients and informing determination of added value.

1.6 Conclusion

This chapter began with a review of HTA showing that when it was developed
40 years ago, it was intended to assess all the implications of using a health technol-
ogy, and explicit questions were developed for patients and families. As HTA has
evolved and been used to inform reimbursement and coverage decisions, compre-
hensive assessments are less common, and in many jurisdictions, focus has been
placed on clinical effectiveness and cost-effectiveness. Systematic research on
patients’ perspectives and experiences has often been replaced by processes to help
patients participate in HTA. These elements of research into patient aspects and
patient participation are complementary, and both are the basis for how HTAi would
define patient involvement in HTA. This is important because patient involvement



1 Health Technology Assessment 15

can identify unique patients’ perspectives that can help interpret the clinical evidence
base and inform the value judgments that are inherent throughout the HTA process.
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Chapter 2
Exploring Ethical Rationales

Lars Sandman, Kenneth Bond, and Bjorn Hofmann

2.1 Introduction

This chapter presents and analyses six ethical rationales for patient involvement in
HTA. We have identified three instrumental and three substantive rationales, namely,
(1) relevance to healthcare goals and healthcare needs, (2) legitimacy leading to
adherence to decisions, (3) capacity building via patient empowerment, (4) fairness
and legitimacy through democratic participation, (5) fairness through respect for
autonomy and (6) equity. Our ethical analysis finds that these rationales support
patient involvement in HTA under specific premises. For example, relevance to
healthcare goals and needs mainly support the use of patient-based evidence, while
the other rationales require patient participation in some form. That is, for HTA to
be legitimate enough to increase adherence, patients probably need to participate in
the process and the same goes for equity democratic participation, empowerment
and autonomy. Importantly, in order to achieve strong ethical support for patient
involvement in HTA, it is crucial to ensure that these premises and their precondi-
tions are fulfilled. On the other hand, all rationales raise issues of representation, i.e.
which patient group should be represented through evidence or participation.
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As HTA seeks to inform complex decisions in healthcare, it has always had an
ethical underpinning, and, during the last few years, the work on ethics in HTA has
undergone important developments (Hofmann 2008; Saarni et al. 2008). Patient
involvement in HTA needs to be considered in this light. Ethical rationales may give
defensible and well-supported answers to the question ‘Should we do this?” and, if
so, what are the ethical arguments for doing (or not doing) it. Ethical implications
answer not only questions like “What will happen (in terms of ethical values and
norms) if we do this?’ but also questions like ‘How should we do this (in order to
fulfil ethical values and norms)?” We provide an analysis touching on all these ques-
tions but focusing on whether or not it should be done. The aim of our critical analy-
sis of the ethical rationales for patient involvement in HTA is to help those involved
in HTA understand the premises for the rationales and thereby for the rationales to
obtain and to ensure that patient involvement makes HTA better and provides better
implications for the patients.

2.2 Ethical Rationales for Patient Involvement in HTA

Many rationales for patient involvement have been suggested (Gauvin et al. 2010;
Kreis and Schmidt 2013; OHTAC Subcommittee 2015). We have chosen to follow
the HTAI values for patient involvement in HTA of relevance, fairness, equity,
legitimacy and capacity building (Chap. 1). Relating this list to central ethical
aspects of healthcare, we get the following preliminary analysis. To assess rele-
vance, we need to know to what the provided input should be relevant. The most
obvious candidate in this context is the goal of healthcare, i.e. health and thereby
healthcare need (Coulter 2004; Gauvin et al. 2010). To assess fairness, i.e. the
right to participate, we need to acknowledge that such a right can be grounded
both in an idea about democratic participation but also in an idea about respect for
autonomy (Gauvin et al. 2010 Chap. 5). From an equity perspective, relevant
information about healthcare needs is essential (Gauvin et al. 2010) but requires
balancing different patient and other stakeholder needs. Legitimacy has a strong
link to democratic participation, but while fairness emphasises the right to take
part in decision-making (regardless of effects), legitimacy focuses on beneficial
outcomes of participation in decision-making (Gauvin et al. 2010). Legitimacy is
also related to the rationale of ‘secur[ing] buy-in for contentious decisions’ and
thereby adherence to these decisions (Gauvin et al. 2010 [152]; (Bridges and
Jones 2007). Finally, to assess capacity building, we need to decide exactly what
patients should be given the capacity to do. However, besides this meta-role,
involving patients could serve to empower the patients or patient groups, and
empowerment (and its relation to autonomy and power) could be viewed as an
ethical value in its own right.

The above rationales broadly fall into two categories: instrumental rationales
and substantive rationales (Table 2.1). The instrumental rationales support patient
involvement to the extent that involvement will have the ‘right’ beneficial effects.
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Table 2.1 Ethical rationales for patient involvement in HTA

Instrumental rationales Substantive rationales

Relevance to healthcare goals and Fairness and legitimacy in terms of and through
healthcare needs democratic participation

Legitimacy by leading to adherence to Fairness in terms of respect for autonomy
decisions

Capacity building by patient empowerment | Equity

The substantive rationales refer to ethical principles or norms supporting patient
involvement, regardless of whether patient involvement will have any further
beneficial effects or not. These substantive reasons do not exclude consideration
of their effects, as we are interested also in knowing whether patient involvement
in HTA will actually realise the norms or values behind these substantive
rationales.

2.2.1 Different Roles for Patients in HTA

We analyse ethical rationales using the distinction made in Chap. 4 between patient-
based evidence and participation. Following this, patient-based evidence refers to
gathering data on patients’ perspective using systematic research, and participation
refers to being part of or provide individual input into an assessment or decision-
making body within the HTA process.

2.2.2 Normative Analysis Methodology

An ethical rationale should be consistent with or result from established ethical
principles, theories or perspectives, in contrast to just being an opinion or prefer-
ence. To assess whether this is the case, we need to understand the meaning of the
proposed ethical rationale, requiring conceptual analysis, and its implications for
other values and norms. Hence, we analyse the rationales in relation to commonly
accepted ethical values and norms of western healthcare using established concep-
tual understandings (Saarni et al. 2008).

2.3 Normative Analysis of Instrumental Rationales
for Patient Involvement

This section is divided into analysing the instrumental and substantive rationales
presented in Table 2.1.
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2.3.1 Relevance to Healthcare Goals and Healthcare Needs

To promote the goal of healthcare, interventions must be effective and respond to
relevant aspects of this goal. Health is the overall goal for most healthcare systems,
and the most reasonable concepts of health relate to patients’ subjective perspec-
tives lending support for this rationale (Nordenfelt 2008). Hence, assessing whether
there is a patient need of healthcare and the degree of this need involves knowledge
about patients’ subjective experiences (Gustavsson and Sandman 2014). Moreover,
even the objective aspects of health cannot be achieved without knowledge about
the conditions of the delivery of healthcare. A strong reason for patient involvement
in HTA is therefore to adapt the assessment to relevant outcome measures (i.e.
aspects of health) and take into consideration relevant issues affecting use at points
of delivery (Coulter 2004; Gauvin et al. 2010; ITAP2 2015). Still, we need to address
some critical aspects in regard to how patients’ subjective experiences and perspec-
tives should be taken into account.

First, there is disagreement about the extent to which patients’ subjective per-
spectives should be taken into account (Nordenfelt 2008). There is no known
account of health where it is simply up to individual preferences to define what
health is, and normally one distinguishes between patient need and preferences,
emphasising the importance of the former (Gustavsson and Sandman 2014). Hence,
there needs to be a general discussion about how patients’ subjective perspectives
should be balanced against other aspects that should be taken into account.

Secondly, we need to deal with the possible diversity of subjective perspectives
among patients. Within the healthcare sector, we see a strong trend towards person-
centred care, based on the reasonable and empirically supported assumption that
‘one size does not fit all’ (Munthe et al. 2012). Hence, we need to decide how to deal
with the possible diversity of how to adapt outcome measures, what aspects of
delivery to take into account, etc. This might be called the selection problem. How
do we ensure that all the different patient perspectives on health are taken into
account? Should we take all perspectives into account, regardless of frequency in
the patient population, or should we focus on a few common perspectives? Moreover,
how do we balance the different patients’ or patient groups’ perspectives on health
if they favour conflicting outcomes or modes of delivery. This implies that involving
patients is likely to make the assessment more relevant to certain patients, or patient
groups, but this might not increase its relevance for other patients or patient groups
(and might even decrease relevance for them). Achieving relevance per se is there-
fore likely to be an impossible ideal to achieve, and we need to be aware that rele-
vance is likely to come in degrees.

Thirdly, we need to consider the effectiveness problem. Making HTA more rele-
vant to patients might increase the complexity of the assessment as a result of being
aware of issues for which there is no strong data or conflicting data. Hence, rele-
vance might come at the expense of effectiveness of HTA, if effectiveness is mea-
sured in terms of HTA resulting in strong support for clear-cut recommendations.
This might also be a challenge in relation to public health policy if patient
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involvement in HTA results in outcomes that are contrary to public health goals,
since these tend to be less adapted to subjective perspectives.

Generally, the relevance rationale is best served through patient-based evidence
and systematic qualitative and quantitative research of patient perspectives and
views (rather than patient participation). However, even in research there might be
a problem of representation (i.e. do the research participants actually represent the
diversity of the patient group in question—Chap. 3).

2.3.2 Legitimacy by Leading to Adherence to Decisions

If a technology is assessed using patient-relevant outcome measures and adapted to
patient needs, it will be more likely to be used by the patients. (Gauvin et al. 2010;
Bridges and Jones 2007). Given this, the selection and effectiveness problem will
affect this rationale. That is, decisions are likely to be accepted primarily by those
patients or patient groups for which they are found to be relevant, and it might be
more difficult to achieve adherence if the decisions are less clear-cut. A further pos-
sible problem is that if the HTA is made more relevant for patients, some profes-
sionals might find it less relevant (according to professional standards), affecting
professional adherence to decisions and use. Claiming that professionals should
simply accept a patient’s perspective on their own treatment is challenging, as
patients’ demands may not be ethically warranted. Accordingly, in the discussion on
patient or person-centred care, it is questionable whether we should accept patients’
perspectives without limitations, and it is argued that the most reasonable stand-
point is to find a balance between patient and professional or systemic views on
relevance (Sandman and Munthe 2009).

Another way to achieve adherence or acceptance of decisions is through an
ambassadorial role for the involved patient representative. In distinction to the rel-
evance rationale, an ambassadorial role calls for participation in the HTA process to
get an understanding of the technology, its delivery and its assessment. In such a
role, patient representatives could advocate for acceptance and adherence to both
positive and negative recommendations. This rationale should be viewed as a sup-
portive, rather than primary, argument for patient involvement as patients are
unlikely to consider it a convincing argument for involvement on its own.

Several premises are crucial to the legitimacy rationale.

First, there is a challenge with representativeness. This is a general challenge for
patient involvement and calls for an analysis of its own, i.e. given diversity of
patients and patient experience and perspectives, how are these patients or perspec-
tives best represented in HTA (Gagnon et al. 2015). In relation to the rationale at
hand, the patient representative needs to have a strong and trusted standing in the
patient community in order to act as an ambassador with actual impact on adherence
and acceptance.

Secondly, the more patient representatives become involved in the HTA process,
the more they can be viewed as professional patient representatives, perhaps even
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more closely aligned with the HTA community or with other more influential groups
than the patient group they represent (Chap. 3). Milewa (2008)) describes how some
patient groups link with representatives from the pharmaceutical industry to further
their own interests, something that might in the long run compromise their impartial
standing in the patient community. To maintain a ‘trusted voice’ as patient, repre-
sentatives might require constant awareness and support from both the patient group
and the HTA community.

Thirdly, whether involving patients as ambassadors will actually result in better
acceptance or adherence to HTA decisions or recommendations is an open question.
Insight into and understanding of the HTA process and its outcome for a specific
technology might even lessen support for the resulting decision. Using the patient
representative to convince patient groups of the HTA community’s views would run
counter to values like respecting patient autonomy or empowering patients and can
be manipulative and paternalistic. Accepting patient representatives as independent
of the HTA community and as advocates of patient interests and perspectives might
not always make them effective ambassadors for accepting or adhering to HTA
decisions. This calls for a discussion on whether there are constraints on how the
patient representative should be expected to act in an ambassadorial role.

2.3.3 Capacity Building by Empowerment

Ethicists have observed that the scope of autonomy in healthcare has broadened
over the last few years from respecting patient autonomy to also strengthening
autonomy (usually called empowerment) (Sjostrand et al. 2013). Accepting this as
arelevant ethical norm for the healthcare sector, in general, would also lend support
to the rationale of capacity building.

How can patient involvement empower patients or patient groups in the HTA
process? Information is essential to exercising autonomy effectively, and, being
involved in the HTA process, patients might be given better access to relevant infor-
mation. Obviously, empowering patients in HTA requires that the participating
patient representatives make their patient groups better informed and not only indi-
vidual participating patients. Participants in the HTA process can gain an under-
standing of different aspects relevant to patient decision-making that would not be
possible without such participation. In addition to communicating such information
to their patient groups, they may also be able to convey information needs to HTA
bodies. Hence, as there is some clear support for this rationale, we also examine a
few possible challenges that may be faced in making the rationale sound.

First, if we interpret empowerment in terms of being in a better position to actu-
ally make and execute decisions, more information might not always make us more
effective decision-makers. Instead, it might become stifling for the exercise of
autonomy, for example, when it reveals a more complex situation and makes it dif-
ficult to choose between the alternatives. Such stifling information could include
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limitations of data, methodological weaknesses, impact on healthcare budgets and
issues for healthcare professionals. This is not an argument for the HTA community
to keep patients in the dark, but rather an argument for patient representatives to
judge the type and extent of information that can empower their community.

Secondly and related to the selection problem given diverse patient preferences
and perspectives, different information might empower different patient groups.
Patient groups not represented in the HTA process might not receive the relevant
information.

Groups are also empowered by the opportunity to influence or make decisions in
the HTA process. Here we find similar selection problems as before. By empowering
one patient group, other groups affected will not be correspondingly empowered, and
the interests of the empowered group might not be in the best interest of all patients
or the society. Hence, strengthening a specific group may be counter to fairness.

The issue of group representation raises a more general issue: Is it possible to
empower a group by allowing a group representative to take part in or make deci-
sions? It is only plausible if the group has a set of consistent interests that can be
represented in a set of decisions by the representative. Even if involvement of a
representative does not lead to the empowerment of the whole group, it can lead to
empowerment of a subcategory of this group, i.e. the ones whose preferences, val-
ues and expectations are represented in the decisions or the ones who can identify
with this process.

These problems point to some preconditions and limitations of this rationale and
the need to make value judgments for whom, and to what extent, empowerment is
important and should be strived for.

2.3.4 Concluding Comment about Instrumental Rationales

It is in the nature of instrumental rationales that their success lies in that they will
result in the intended consequences. This depends on a number of empirical factors.
We have argued that even if the valuable ends in question have strong support to be
achieved, they do not necessarily follow from patient involvement in HTA or at least
that there are several premises for when the ends will be obtained. Hence, these
premises need careful attention. To find even stronger support, we should turn to the
substantive ethical rationales for patient involvement (Entwistle and Watt 2013).

2.4 Normative Analysis of Substantive Ethical Rationales
for Patient Involvement

Regardless of any positive effects of patient involvement in HTA, it can be argued
that we have substantive ethical reasons for involving patients.
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2.4.1 Fairness and Legitimacy Through Democratic
Participation

A basic feature of most democratic theories is that all stakeholders concerned
should be allowed to have a say in matters pertaining to them (Gauvin et al.
2010; Facey et al. 2010). In our opinion, the strongest support for involvement
can be found in ideas about deliberative democracy (Chap. 13). The idea that it
is an ideal for democratic governance that citizens provide informed and delib-
erative input has been advocated as support for involving patient representatives
in decisions concerning ethical conflicts in biomedical research (Kim et al.
2009). In this discussion, patient involvement is contrasted with the idea of
patient advocacy groups or representatives. Specific interests drive the latter,
while the former involvement is based on an idea about the common good.
Hence, from a fairness perspective, the idea about deliberative democratic par-
ticipation seems more fruitful. At the same time, patient involvement might
need to be complemented by representatives of the general public, i.e. the tax-
payers in a welfare society, or other patient groups that might be indirectly
affected by HTA decisions.

The basic goal of deliberative democracy is to reach a policy recommendation.
Hence, such a rationale might above all support involvement in strategic policy
decisions, for example, on coverage policies, guiding values of the HTA process,
decisions about controversial technologies, etc. This requires that the different
representatives of the relevant stakeholders are willing to accommodate each oth-
er’s perspectives and arguments to reach consensus and not through majority rule
(Fishkin and Luskin 2005). Deliberative democracy has a clear affinity with dis-
course ethics, with ideas about free expression of arguments, openness to change,
a willingness to take other parties’ perspectives and not allowing power relation-
ships to influence the deliberation (Habermas 1984). We point to a few possible
challenges given this rationale.

First, even when accepting these constraints, not all decisions resulting from a
deliberation are acceptable and can be a matter of democratic decision-making. If
we accept some central values in the healthcare system, not all value judgments will
be supported if we want to be consistent and maintain the possibility of rational
argument. For example, even if a majority of the population find it warranted to
discriminate against certain groups when it comes to healthcare treatment, this is
not acceptable given general values and norms about equality and fairness. Still, if
rational argumentation does not give a definite answer, democratic decision-making
might be our best option to resolve the issue.

Secondly, even if we identify matters suitable for democratic decision-making,
we are still left with the question of proper representation. Thirdly, there are dif-
ficulties of avoiding power relationships influencing the decision given group
dynamics (Ryfe 2005) and the problem of reaching a common decision (Sunstein
2007).
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2.4.2 Fairness Through Respect for Autonomy

A dominating norm within western healthcare is respect for patient autonomy that
the decision of a competent person should be respected. Such respect requires that
the patient is allowed to make the decision, i.e. requires patient participation in
decision-making within HTA (Sandman and Munthe 2009).

Can we respect the autonomy of a group by allowing a representative of this
group to make a decision? In other contexts, it has been argued that respecting the
decision of a representative of a patient does not imply that we have respected the
autonomy of the patient, since the patient did not make the decision (Brostrom et al.
2007). This would be so even if he or she makes the same decision as the patient
would have made on the exact same grounds.

According to a less strict interpretation, the autonomy of a patient group is respected
if a legitimate representative makes a decision based on the group’s preferences and
interests (and these are aligned within the group). This is definitely a relevant rationale,
even if it might need further theoretical development on how to understand group
autonomy. Nonetheless, we can point to a few possible questions that need answering.

First is the level of understanding of patient representatives sufficient to be
autonomous in the HTA process? Since understanding is a matter of degree, differ-
ent patient representatives can be more or less autonomous in the process. (This of
course is also relevant for other decision-makers.)

Secondly, to decide autonomously a person needs enough decision competence
(Sjostrand and Juth 2014). Some patients, especially those with different cognitive
abilities, might not be able to reach this level of competence and would have diffi-
culty finding a representative from their group (even if they might find representa-
tives of their group).

Thirdly, even if decision competent, training and education could still raise
autonomous ability. A possible paradox in training patient representatives to be
knowledgeable in HTA is that this might affect their attitudes or preferences con-
cerning the HTA process, turning them into professional patient representatives or
even part of the HTA establishment.

Yet another challenge is voluntariness, as patient representatives may have strong
directives from their organisations that conflict with their own conceptions.

Different approaches may be necessary in order to satisfy the premises of the
rationale of respecting the patient group’s autonomy.

2.4.3 Equity

In many countries, HTA is an important part of the process of priority setting in
healthcare. It is, however, not a sufficient input, since the output of the HTA process
is often complemented by considerations of patient needs and cost-effectiveness in
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the priority setting process (Hofmann 2013). Even if these values are relatively well
determined (e.g. countries like Sweden and Norway have explicit sets of principles
and criteria for how to prioritise in healthcare), the process of applying these values
is open to influence from patient groups.

Which technologies are under consideration for funding? How are the values
interpreted in relation to specific technologies? How are aspects like patient needs
assessed? These questions point to areas where participants in HTA and priority
setting processes can affect the outcomes. To allow patients, especially disadvan-
taged patient groups, to have a say in these matters could result in fairer access to
treatment. Providing input through patient-based evidence could go part of the way
towards such a goal, but real influence over distribution obviously calls for partici-
pation in deciding on coverage policies or actual coverage. Again, it is wise to con-
sider a few possible challenges with this rationale.

First, we have a version of the selection problem; in allowing one specific patient
group to be represented, there is a risk of unfair distribution as the group advocates
for their own interests at the expense of other stakeholders. If, on the other hand, we
involve a more general representative of different patient groups or the public, this
might risk reproducing existing prejudices within the population (that might be at
odds with codified values concerning fairness).

Secondly, if patient representatives manage to influence decisions in a way that is
unsupported by reasonable interpretations of the evidence, simply because this is
something in demand among their patient peers, it would seem problematic from a
need-driven account of fairness. This is something to be especially wary of when it
comes to patient advocacy groups with influential leaders or when patient groups and
representatives are strongly influenced by or financially supported by the pharmaceu-
tical industry (Milewa 2008). So, the problem of representativeness is evident.

Accordingly, equity is a relevant rationale for patient involvement, but to make it
sound, we need to address its premises. Generally, as equity issues are about how
different parts of a system are related to each other, it calls for a systems approach
to some extent and disregarding participants’ idiosyncratic perspectives. It could be
argued that groups having a very strong stake in the decisions, for example, patients,
are not in the position to take on such a systems perspective and should not be
expected to. Accepting this view on equity would lend support for patient-based
evidence rather than participation, in order to assess aspects like patient need, rele-
vant effects on patients, and relevant costs.

2.5 Some Final Thoughts

In this chapter, we have provided a normative analysis of some of the strongest
ethical rationales for involving patients in HTA. While patient involvement is
clearly supported by a wide range of ethical rationales, there are also precondi-
tions for these rationales to be sound. Our critical analysis is not motivated by
scepticism about the possibility of justifying patient involvement. On the con-
trary, by highlighting important premises and their corresponding challenges,
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we have pointed to issues that HTA bodies need to address in order for the
rationales to apply and to realise ethically well-justified patient involvement as
described in Table 2.2.

Table 2.2 Overview of ethical rationales, types of involvement and questions to consider

Rationale

Patient involvement

Questions to consider in HTA

Relevance to
healthcare goals
and needs

Patient-based
evidence

* How should patients’ subjective perspectives
be balanced against more objective aspects of
the goal of health or healthcare need in
general?

How to handle the selection problem of
diversity of patient perspectives?

How to handle the effectiveness problem if
ending up with less clear-cut HTA
recommendations?

Legitimacy by
leading to
adherence to
decisions

Patient-based
evidence (for the
relevance aspect)
and patient
participation (for
the ambassadorial
role)

Consider the above questions about relevance
How to handle possible conflicts between
patients and professionals concerning
relevance affecting adherence and acceptance?
Who has the proper standing to act as
ambassador?

How should we minimise the risks of
ambassadors becoming part of or hostage to
other interests than patient interests?

How should we prioritise between achieving
adherence and acceptance and allowing the
patient representative to be an independent
representative of his/her patient group
(regardless of effects on adherence/
acceptance)?

Capacity building by
empowerment

Patient participation

How to balance between information
distribution and effective decision-making of
the patient group when they are in conflict?
How to handle the selection problem when
distributing information?

How to handle the selection problem when
involving patient representatives in actual
decision-making?

How to handle possibly resulting fairness or
equity problems resulting from the selection
problem?

Fairness and
legitimacy
through
democratic
participation

Patient participation

How should we solve the problem of
representativeness in relation to the concerned
stakeholder of HTA?

How should we delimit the aspects of the HTA
process that are not negotiable through
democratic decision-making?

How should a democratic process be organised
to avoid undue power influences from certain
groups?

How should a democratic process be organised
to achieve joint and common, yet still
effective, decision-making?

(continued)
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Table 2.2 (continued)

Rationale Patient involvement Questions to consider in HTA

Fairness through Patient participation | * How to handle the selection problem when
respect of acting as a decision-maker on behalf of a
autonomy patient group?

* How to handle possible fairness or equity
problems resulting from the selection
problem?

» How to ensure that patient representatives are
knowledgeable enough to be considered
autonomous?

* How should patient groups, generally lacking
autonomous ability due to cognitive problems,
be represented?

» How to empower patient representatives to
become more autonomous and still remain
representatives of the patient group?

Equity Patient-based * How to avoid equity problems arising from the
evidence or selection problem?
patient * To what extent should patient perspectives be
participation allowed to influence more general norms about

what constitutes an equitable distribution?
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Chapter 3
Reflections on Terms, Goals and Organisation

Helle Ploug Hansen and Jackie Street

3.1 Introduction

In this chapter, we address three challenges relating to patient involvement in
HTA. Firstly, we reflect on some of the terms often used by HTA researchers, patient
organisations and HTA bodies to describe the patients who participate in HTAs
including terms such as ‘patient’, ‘patient advocate’, ‘patient representative’, ‘patient
partner’ and ‘consumer’. This challenge has previously been described in relation to
healthcare in general. Dent and Pahor write: ‘The whole arena of patient involve-
ment within healthcare is riven with problems of meaning, definition and purpose’
(Dent and Pahor 2015, p. 549). In addition, they argue that the topic is further com-
plicated when one attempts to compare practices across countries (Dent and Pahor
2015). Secondly, we discuss how the choice of term and hence the choice of partici-
pants may influence the realisation of goals with patient involvement in HTA. We
argue that a challenge lies in confusion about the goals for implementing patient
involvement in HTA, particularly when these goals compete with a variety of other
goals such as cost containment or decision-making based on strictly defined clinical
effectiveness. Thirdly, we address the challenge relating to leadership and organisa-
tional change, because some of the goals for patient involvement in HTA will require
new ways of organizing and leading HTAs. We briefly introduce three models for
organising patient involvement in HTA. The aim of the chapter is to contribute to the
current debate on the use of terms to describe patient involvement and the nature of
the associated goals and organisation supporting this involvement.
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Traditionally, in some countries, HTA has been seen as the provision of indepen-
dent evidence-based assessment of the safety, clinical and cost-effectiveness of
health technologies with patients’ experiences and preferences as useful but not
essential components (Chap. 1). In other countries such as Denmark, patients’ per-
spectives and experiences have been an integrated part of a full HTA (Kristensen
and Sigmund 2007). Part IIT of this book is a presentation of how different countries
around the world have worked with patient involvement in relation to HTA. However,
although EUnetHTA (Chap. 24) has integrated patient and social aspects in their
HTA Core Model® and presents these aspects as an integrated part of an HTA pro-
cess equally with other domains, EUnetHTA states that economic evaluation and
clinical effectiveness until now have played a much more dominant role in HTAs.

In addition, some HTA researchers and decision-makers receiving HTA reports
see the introduction of patient involvement in HTA as a potential hazard in achieving
independent evidence-based decisions and question the ability for ‘nonexpert’ or
‘lay’ members of the public to be involved in highly technical assessments and deci-
sions (Russell and Greenhalgh 2014; Lopes et al. 2015). On the contrary, others
believe that we have only begun to incorporate patients’ perspectives and involve
them in the HTAS to incorporate patient values and need to further develop patient
involvement (see Sect. 3.3). To meet this challenge, it will be necessary for HTA
practitioners to acquire new skills, new knowledge, new practices and new compe-
tencies. Similarly, shared understandings of the relationships between HTA
researchers, practitioners and patients will need to be developed, critically reflected
upon and implemented. Reflection about leadership and distribution of power in
decision-making are therefore crucial to the HTA process.

Opverall, there may be a tension between the evidence arising from clinical trials
and economic models and the patient-based evidence arising from the perspectives
and experiences of patients (Chap. 4). In particular, the value placed on a service or
technology by patients may run counter to the values expounded in assessments.
Patient values may be different to those held by other experts in the HTA process or
by citizen at large (Street et al. 2008). In addition, patients’ views and preferences,
similar to the views and preferences of health technology developers and clinicians,
may be skewed by a vested interest in the outcome. These interests need to be
acknowledged and managed appropriately. HTAs need to be patient centred (Bridges
and Jones 2007) but must also recognise what is best for all patients across the board
(see evaluation of equity in Chap. 2). It is possible that since patient groups often
value a fair and transparent process, as long as these two conditions are met, they may
be reconciled to the outcome. However, this notion itself deserves further scrutiny.

Understanding who will be asked to contribute, how and when, is important in
sorting out this potential conflict of views in HTA. We argue that reflection on the
terms used to describe the patients that are involved in HTA and the ideas underpin-
ning their use is essential before we can discuss and consider how, when and on
what basis patient involvement can be effectively implemented in HTAs. In particu-
lar, we argue that we need deep reflection on the overarching goals of patient
involvement in HTA and the role of patients and their representatives in the HTA
processes.
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3.2 Terms Used to Describe ‘Patients’ in HTA

The terms used in HTAs to describe patient involvement are crucial in defining the
roles and positions of those involved. A review of the role of patient and public
participation in HTA, published by Menon and Stafinski (2011), provides an indica-
tion of the range of the terms used to describe such participants. We argue that the
choice of term to some degree defines the type of participants who will be involved,
their specific qualifications and competences and their interests. Work to define the
goals for public and patient participation and hence the nature of the selected par-
ticipants is already well underway in some organisations. For example, the European
Medicines Agency (EMA) only invites patients to sit on scientific advice commit-
tees discussing a clinical trial, in order that the committee may hear the experience
of someone living with the disease (EMA 2014). However, only European umbrella
organisations may sit on committees that shape the processes and policies in order
to incorporate the broader policy perspectives of the organisations. Nevertheless, in
reading HTA reports and HTA articles, it is clear that, in many cases, the terms cho-
sen are used with little reflection or consideration of these issues. In the following,
we reflect on some of the terms often used to describe patient involvement in HTA.

3.2.1 Patient

Etymologically the concept ‘patient’ stems from Latin patientem, meaning bearing,
supporting, suffering, enduring and permitting (Harper 2016). Today the term
‘patient’ usually refers to an individual with a diagnosed disease or disorder who is
using or has used the healthcare system due to their need for treatment and care. In
HTA this term is often used in a general way to state that patients’ views, experi-
ences, preferences, needs and involvements are of importance although frequently
without reference to why that is the case. The homepage of the HTAi Interest Group
for Patient and Citizen Involvement in HTA (the HTAI Interest Group) states, for
example, ‘Our vision: Patient and citizen perspectives improve HTA’ (HTAi 2016a).
Throughout the different links on the website, the term patient is taken for granted
in that no explicit reflections on the nature of the term are presented in the text. The
most detailed exploration of the term can be found in the stated aim of patient
involvement: ‘to ensure that HTA assessments and decisions are informed by the
special knowledge/unique perspectives of those with the lived experience of a health
condition and its management, or who are able to speak on behalf of patients as their
informal carers’ (HTAi 2016a).

Some authors explicitly describe the term patient. Bridges and Jones (2007,
p- 32) do so by describing what a patient is not: ‘“To be relevant, the patient’s perspec-
tive (rather than one of a citizen, tax payer, provider, or payers) must be addressed’.
In contrast, Facey et al. (2010, p. 335) describe a patient as ‘any current or potential
health service user or beneficiary of a health technology’ and ‘a person who has
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valuable experiential knowledge about a specific illness or condition...’. The inclu-
sion of a broad spectrum of patients in HTAs is difficult. For example, it is likely that
patients with no or low education, homeless patients, patients living alone, patients
experiencing high levels of ‘social shame’ (such as with venereal diseases, alcohol
dependence or substance misuse) or patients of lower social position may be more
difficult to include in an HTA. Although many organisations are conscious of these
omissions and seek to be inclusive, we would argue that patient representation in an
HTA will always be incomplete and the notion of inclusion of ‘patient views’ inher-
ently flawed. See Sect. 12.8 for the production of knowledge, where the authors state
that knowledge is always both reductive and selective.

3.2.2 Patient Advocate and Patient Representative

The terms patient representative and patient advocate are often used interchange-
ably. This is, for instance, the case on the homepage of the HTAI Interest Group in
the Frequently Asked Questions (HTAi 2016b). Here, a distinction is made between
a patient and a patient representative or advocate in HTA, but not between an advo-
cate and a representative. Hofmann and Saarni (2011) see advocacy as a potential
aim for the patient representative in supporting ‘empowerment’ and ‘autonomy’ for
patients and ‘improvement of the health systems’ Alternately the role may be seen
as more circumscribed demanding ‘more and better services’ for their patient group
(Hofmann and Saarni 2011). In a qualitative study from Australia, some participants
‘questioned the legitimacy of umbrella organisations and some patient (“consumer”)
representatives in representing the wide range of patients and patient organisations
with some interest in the process (Lopes et al. 2015). In this case “patient advocate”
appears to be a more appropriate term since the individual will advocate on behalf
of patients generally but does not necessarily “represent” all patient groups. Patient
advocates or representatives are described as participating on behalf of patients or
representing the views of a particular group of patients, survivors or carers:
“Sometimes this will be for people who have a debilitating or rapidly progressing
disease or limitations in their communication skills” (HTAi 2016b). The term
patient advocate or representative may also be used to describe a professional who
supports the patient and their caregivers (carers) through the illness journey and
assists them in negotiating with the often complex health systems. In HTAs these
terms are usually used to describe an individual or an organization promoting the
interests of a broad group, for example, cancer survivors or patients with a rare dis-
ease or the views of a very specific group, such as patients with Alzheimer’s disease.
Patient advocacy organisations are frequently non-profit. The modern concept of the
patient advocate arose in the 1950s with concerns about the involvement of cancer
patients in research trials (Keating and Cambrosio 2012).

If a health technology is contentious with entrenched views held in different
patient advocacy organisations, there is potential for the debate to become polarized.
In this case, the views of a vocal minority—not necessarily shared by the broader


http://dx.doi.org/10.1007/978-981-10-4068-9_1

3 Reflections on Terms, Goals and Organisation 35

patient community—may skew the HTA processes. For example, the broader views
of the deaf community may not have been heard in the debate as to whether prelin-
gual deaf children should receive cochlear implants (see Batterbury 2008). However,
there are few published examples of this phenomenon, and therefore, it is difficult to
judge the real impact in HTA. Alternatively, the interests of high profile diseases,
such as breast cancer, with numerous strong patient advocacy organisations, may
dominate, such that those advocating for low-profile diseases struggle to be heard.
In aiming for a balanced deliberation and community discussion about the adoption
and/or public funding for a particular technology, patient advocates may be bound
by the community they serve and may not be able to respond reflectively to evidence
which runs counter to the community view. Similarly, some HTA practitioners have
expressed concern about the influence of the pharmaceutical or medical device
industries on the views propagated by patient advocacy organisations (Lopes et al.
2015). Caregivers may also act in the capacity of patient advocate or representative.
This may be a challenge, since caregivers ‘may have their own experiences and
views which can form part of the knowledge base’ (HTAi 2016b). However, it is
important to stress that the needs of the caregivers are important and that they need
to be considered as representatives in their own right.

3.2.3 Patients as Consumers

Some researchers have argued that the term consumer is broad enough to encom-
pass patients, members of the general public, caregivers, etc. (Royle and Oliver
2004; Bastian 1998). Certainly, the term includes citizens who irregularly access
systems of healthcare, for example, for screening programs or vaccines, but who
may not be seen as ‘patients’. However, including patients within this umbrella term
assumes an equal relationship between the ‘seller’ and the ‘consumer’. In the case
of a patient, such a relationship would generally not be possible since patients fre-
quently have few options in terms of their treatment and insufficient information on
which to make choices and decisions. In addition, the patient may be seriously ill
and burdened with the demands of his/her disease. Some diseases lend themselves
more readily to the notion of patients as consumers than others, that is, the disease
burden may not be as high, there may be a large number of long-term survivors or
the disease may be better understood in the general population. In general, although
patients are consumers of health technologies, the usual contractual arrangement
between seller and buyer does not apply since it is clearly an unequal partnership.
In most cases, the patient, particularly a patient in a publicly funded system, is
unable to change their provider or treatment options or it may be difficult to do so.
Tritter (2009, p. 285) states that it is important to be aware of the tensions between
involvement and consumerism, since promoting patients as consumers may limit
the evolution of patient and public involvement. The term might be considered par-
ticularly inappropriate in the case of shared decision-making which is based on
mutual respect rather than a commercial agreement.



36 H.P. Hansen and J. Street
3.2.4 Patients as the Public

Because of their potential for partisan views (3.3), viewing the patient as representa-
tive of the broader public is usually inappropriate. On the other hand, the assump-
tion that patients will not recognize the broader societal consequences of particular
decisions may also be erroneous (Hodgetts et al. 2014). Clarity around the role of
public or patient input will assist in teasing the two areas apart. That is, in HTAs, the
public interest and the patient interest are usually different, and therefore, their input
should be collected separately. Individuals who represent the interests of patients
should not also be required to represent the interests of the broader public. In an
article which conceptualised the term public involvement, Gauvin et al. (2010)
highlighted some of the challenges: for example, their research indicated that there
was little agreement in the literature as to who ‘the public’ is or ought to be, or the
most appropriate terms to define ‘the public’ (Gauvin et al. 2010, p. 1522). They
argued that until recently, the public was referred to as ‘consumers’ as a reflection
of the market-oriented ideologies of the 1970s and 1980s.

3.2.5 Patients as Experts

Patients may be considered experts of their own experience of the disease condition
and in terms of the applicability and importance of any technological application. This
term is often connected to the argument of why to involve patients in HTA. For
instance, Geissler from the European Patients’ Academy (EUPATI) wrote: ‘They
[patients] are the experts on quality of life. They know how it is to live with a disease.
They can probably assess one against the other...” (EUPATI 2016). ‘Informed research,
assessment and decision-making are not possible unless patients are involved...’. The
term patients as experts is diametrically opposite to the idea of patients as ‘lay’ repre-
sentatives. A patient as expert may be defined as a patient representative of a specific
group of patients. They may also be involved as experts together with different experts
among the healthcare professionals, because of their knowledge, networks and ability
to contribute. Today different organisations such as EUPATI offer training courses for
patients as experts. In an article by Hartzler and Pratt (2011), the authors discuss the
different input that patient’s expertise and clinicians’ expertise may contribute. For
example, they demonstrate that where patient expertise contained personal topics car-
ried through narrative-style action strategies and perspectives, clinician expertise was
medical, knowledge oriented and prescriptive (Hartzler and Pratt 2011).

The different terms we have reflected on here are all normative statements.
Normative statements are usually understood as positive or negative, good or bad or
right or wrong. In relation to research or HTAs, the terms such as patients as experts,
patient representative and patient advocate or patients as partners (Chap. 8) are val-
ued as positive and good. Positive statements are often taken for granted becoming
factual statements attempting to describe reality. Although normative statements
and norms and their meanings are an integral part of human life, it is important that


http://dx.doi.org/10.1007/978-981-10-4068-9_8

3 Reflections on Terms, Goals and Organisation 37

HTA researchers reflect on them and, for instance, ask questions such as “What
types and kinds of meaning are inherent in the terms we use’.

3.3 Goals for Patient Involvement in HTA

The terms the HTA researchers choose to use and hence the choice of participants
may influence the realization of goals with patient involvement in HTA including
capacity building, patient empowerment and the knowledge gained. Although it is
not always apparent why HTA organisations involve patients in HTA, there are a
range of potential goals for patient involvement (Abelson et al. 2007). The choice of
goals sets in motion a ‘different set of instruments and actors’ (Abelson et al. 2007,
p. 40). Defining the goals for patient involvement will help define the type of par-
ticipants needed to meet these goals. In HTA these goals may be:

* Democratic goals seek to achieve more informed, transparent, accountable and
legitimate assessment to improve the decision-making processes. As such the
processes must be seen as fair and transparent drawing broad-based support from
patients and the broader community. Transparent representation of stakeholder
views safeguards against perceived bias in HTA and in particular bias due to
political pressure in decision-making (Busse et al. 2002; Liberati et al. 1997;
Gallego et al. 2011; Van der Weyden and Armstrong 2004). Furthermore, these
goals draw on the notion that citizens have rights and responsibilities which
extend to patients as citizens. Including citizens in decisions which will directly
affect them is a fundamental tenet of participatory or deliberative democracy.
Patients in HTAs are the citizens who will be most impacted by an assessment
report and the ensuing decision, and therefore, it could be argued and have a
special place in the HTA process

» Scientific goals seek to promote a more robust and comprehensive scientific
basis for HTA that incorporates social and ethical values (Chap. 2), as well as
patients’ issues, lived experiences, outcomes and preferences

* Instrumental goals are based on the belief that involving patients in HTA will
improve the HTA assessment and make better quality decisions across all stages
of an HTA. Understanding the lived experience with a disease may be crucial to
the way in which an assessment is framed and conducted. For example, Street
et al. (2008) and Facey et al. (2001) drawing on reports of patient experience
demonstrate how the lived experience with diabetes may impact on the accept-
ability and uptake of technologies to detect and treat diabetic retinopathy

* Developmental goals are tied to the move towards increased patient empower-
ment with patients as partners in their own care. Not involving patients in HTAs
restricts the ability of patients to define the treatment choices available to them,
a fundamentally disempowering and disenfranchising move. Increasing public
understanding of health technologies and HTA strengthens the public’s and
patients’ competence and capacity to contribute to health technology policy
issues (Gauvin et al. 2015)
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On occasion, depending on how and when patients are involved in the HTA pro-
cess, these goals may conflict or give rise to bias or skewed assessment particularly
since patients and caregivers involved in an HTA may have a vested interest in the
outcome. This may be particularly the case where an expensive medicine only
extends life by a few weeks or months or does not show long-term benefit. For this
reason, patients, patient advocates or patient representatives might in some cases be
viewed as ‘partisans’ in that they may have strongly held beliefs about a technology
and therefore less amenable to engagement in ‘evidence-based’ discussion. In par-
ticular, a group of patients may be influenced by a persuasive individual or through
the input of stakeholders such as clinicians or health technology developers. This
does not necessarily mean that their views are unreasonable or that they should not
be included in debate but rather that those patient groups may be unwilling to
change their views in the light of clinical evidence. In mitigation, we should also
consider that evidence-based medicine itself represents a particular world view and
in some cases may neglect the needs and priorities of patients (Jensen 2004; Hansen
2004) and that many systems have processes for management of such conflicts of
interest. Yet in some cases, the impact of partisan views may result in coverage for
procedures or technologies which are not evidence based. For example, in the
1990s, the threat of litigation, often supported by state legislative mandates, forced
many health management organisations in the USA to fund high-dose chemother-
apy with autologous bone marrow transplants to patients with breast cancer. It was
not until 1999 that it became apparent that the procedure provided no benefit com-
pared to standard dose treatment and that in many cases, had caused unnecessary
suffering (Deyo 2009). It is therefore important that HTA researchers make a well-
argued analysis of the technology under assessment addressing the range of stake-
holder perspectives. Partisan views may of course not only come from patients but
also from other stakeholders such as clinicians, health technology developers and/
or researchers. These kinds of stakeholders may also skew or bias the process.

3.4 Organising Patient Involvement

It is clear that the goals of patient involvement and the choice of participants
(patients, patient advocates, caregivers, etc.) will have an impact on the organisation
of patient involvement in HTA and the mechanisms for that involvement (Chap. 5).
However, the implementation of patient involvement cannot only be concerned with
goal setting and choosing the right term. It is also necessary to examine the role of
leadership and organisational aspects, particularly the relationship between the par-
ticipants and the researchers in the HTA or the members of an appraisal committee.
Two Danish researchers have suggested a framework of three models of patient
involvement, which we briefly describe here. The models are based on research lit-
erature about user involvement in healthcare (Holm-Petersen and Navne 2015).
Each of the models reflects a different point of departure in relation to the person
who is setting the agenda, that is, the doctor, the patient or both of these. We would
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argue that these three models may be highly relevant in relation to HTA and patient
involvement to understand the relationship between the ‘patient’ and the HTA
researcher (see also Chap. 5 for other models).

3.4.1 Service Minded Involvement

Service-minded involvement positions the patient as a consumer and/or the patient
as the public. This model is in line with new public management ideas which
emphasise a business approach to service provision including a focus on customer
satisfaction. This may be a relevant model if HTA researchers, for instance, wish to
investigate patients’ preferences, needs and expectations with respect to a treatment,
a new device or a hospital service. We often see this kind of involvement in relation
to patient satisfaction surveys, and it is the easiest way of organising patient involve-
ment in HTA, because it is based on ‘professional management’ (Holm-Petersen
and Navne 2015, p. 120). It is the professional—here the HTA researcher—who
defines the relationship. However, as we discussed earlier in the chapter, it is not
without problems particularly in positioning the patient as ‘consumer’ (see Sect.
3.2.3).

3.4.2 Supportive Involvement

The supportive involvement position may be understood in relation to patients as
experts, patients as advocates and/or patients as patient representatives. This kind
of involvement supports the patient as an active agent taking part in addressing the
needs of a specific group for treatments, investigations and the use of devices
(Holm-Petersen and Navne 2015, p. 121) and employing this knowledge in the
assessment process. This way of understanding and organising patient involvement
in an HTA prioritises patient autonomy, self-care and empowerment. This involve-
ment approach places most of the responsibility on the patients assuming that they
know best in relation to their own care. The role of the HTA researcher is then to
support, inform and motivate the patient. This form of involvement is based on
patient management and requires relational work between the HTA researcher(s),
the patients and any relatives (Entwistle et al. 2012). However, as we discussed
earlier in the chapter (see Sects. 3.2.1, 3.2.2, and 3.2.5), this way of understanding
involvement also poses challenges related to which groups of patients will actually
be able to be involved. Furthermore in relation to leadership roles and implementa-
tion possibilities, many challenges need to be considered, for instance:

e HTA researchers may be reluctant to relinquish control and responsibility

» Patients may come to the HTA process with limited skills to engage in problem
definition and discussions due to training, disease burden, physical, psychologi-
cal and or social-economic reasons (Entwistle et al. 2012, p. 122)
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e There may be ethical considerations in relation to leaving a decision to the
patient/patient representative (Entwistle et al. 2012)

* There may be an economic challenge related to face-to-face meetings instead of
teleconferences (Holm-Petersen and Navne 2015)

3.4.3 Equal Partnership

The idea of equal partnership is especially drawn from the literature examining
shared decision-making, where both the researcher and the patient contribute with
relevant knowledge from their specific perspectives. The agenda is set by the patient
and the HTA researcher together, and the relationship between them is based on
equality. In relation to patient involvement in HTA, this can be connected to all the
terms and to the three goals with patient involvement in HTA we have presented.
However, as we especially discussed in relation to the notions of patients as parti-
sans, an equal partnership approach also brings many challenges.

3.5 Conclusion

In this chapter, we have reflected on the intricate interrelationship between the
terms used to describe patient involvement in HTAs and the goals and framing
devices underpinning the involvement processes. We argue that whichever term
HTA researchers use and whatever understanding and kind of patient involvement
is chosen in relation to a specific HTA, it is essential to engage in critical reflec-
tion about terms, goals and the structural organisation of patient involvement in
HTA. Part III of this book demonstrates clearly that patient organisations, HTA
agencies and HTA researchers are increasingly sensitive to this issue and the
needs to provide clear definitions and processes for patient involvement in
HTA. This is important in order not to give rise to confusion and potentially dis-
satisfaction and mistrust between patients and HTA researchers and assessors.
Involvement processes developed without due attention to these aspects risk being
seen as ‘tick-box’ processes instituted to give the appearance but not the actuality
of patient involvement. Patient involvement in HTA in the future must be more
than well-meaning expressions and unreflective use of terms and goals. In particu-
lar, HTA researchers have a great responsibility and ethical challenge in being
able to reach out to marginalised patients and patient groups who are hard to reach
or involve, including patients with acute diseases, homeless people, people with
low levels of education or communication difficulties, people with mental disor-
ders and people without social networks. Qualitative and ethnographic research
are especially well suited for such research (Chap. 12). Furthermore, there will
often (if not always) be a power imbalance among the stakeholders in an HTA
with the patients involved sometimes relatively poorly prepared and poorly funded
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for the debate compared with clinicians and health technology developers.
However, as part III of this book demonstrates, training, mentorship and patient
education have received increasing attention in an attempt to address the power
imbalance or ‘asymmetry of knowledge’. We argue that there is a need for more
systematic and rigorous research about the issues discussed in this chapter in
order to effectively support the participation of patients and patient representa-
tives in future HTAs.
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Chapter 4
Patient-Based Evidence in HTA

Sophie Staniszewska and Sophie Werko

4.1 Introduction

This chapter provides an introduction to patient-based evidence, which can be based
on patients’ experiences, perspectives, perceptions, needs, preferences or attitudes
about their care and health (Staniszewska et al. 2010). It explores the concept of
patient-based evidence and its role in HTA and compares it to patient input. Some
of the challenges that arise about patient-based evidence due to the sometimes rigid
application of evidence hierarchies designed for clinical research are considered.
We review case studies where patient-based evidence has been used in HTA and
consider how misconceptions about patient-based evidence might be overcome in
order to encourage a greater use of the concept in HTA. Barriers and enablers to the
development and use of patient-based evidence are suggested that require action by
all stakeholders. We note the importance of co-production in the development of
patient-based evidence and the need for further research to develop patient-based
evidence as a concept.

This chapter presents arguments that patient-based evidence, which can be pro-
duced from a range of research genres, is an important type of knowledge, which
should generally be included in HTA. We understand patient-based evidence as a
complex concept, which we will expand conceptually and theoretically in a com-
panion paper (Staniszewska and Werko 2017).
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In terms of research genres, methodologies and methods, patient-based evidence
can be produced using qualitative and quantitative approaches (Staniszewska et al.
2014; Staniszewska et al. 2010). It is important to acknowledge that patient-based
evidence is not the same as information that comes to HTA via the participation of
patients (or patient groups or informal caregivers) in the HTA process (Chap. 5).
Patient-based evidence and the information that patients contribute directly to HTA
may be seen as complementary, while in other HTAs they may be opposed to each
other. The key distinction is that the information which patients contribute as they
participate in an HTA process does not usually originate in research, although it can,
but in the range of perspectives that individuals or organisations bring. However,
patient input can help with the assessment of patient-based evidence, for instance,
in the Swedish examples in Chapter 28, when patient input confirmed the patient-
based evidence. Table 4.1 summarises some of the differences between the two
concepts.

Patient-based evidence can inform colloquial evidence. Colloquial evidence can
be defined as an umbrella term consisting of different types of informal expert opin-
ion from clinicians and patients, their views and stories (Sharma et al. 2015; Lomas
et al. 20095).

Table 4.1 A summary of patient-based evidence compared to information from patient

participation in the HTA process

Patient-based evidence

Patient participation in the HTA process

Produced through research, generally published
in peer-reviewed journals

Originates in perspectives of individuals,
groups of patients or organisations

Draws on a range of research genres and
methodologies

Does not necessarily use or need a specific
methodology

Draws on robust scientific methods whose
strengths and limitations are known and
provides a robust conclusion that can be
clearly interpreted

The quality of the methods used to gather
inputs may be unclear or not considered
as important

Depends on appraisal of quality including
formal critical assessment and peer review

The concept of quality may depend on
factors such as authenticity or diversity
of perspectives

Research is based on specific research questions
and takes time to generate from either
primary or secondary research

Patient participation can be used at any point
in the HTA process and may be in the
form of a dialogue to enable immediate
reaction to an emerging issue

May be more limited in accounting for context
of the HTA, depending on whether studies
have considered context

Can consider the context of the HTA
question

Can be based on a synthesis of studies which
means a comprehensive, unbiased view of a
patient issue can be summarised very
effectively

Provides a selection of perspectives which
may not be comprehensive but
informative

Research directly addresses questions of bias and
balance, which provides some assurance of
quality

Bias in relation to patient input is a complex
concept that requires exploration in the
future
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Patient-based evidence is based on research sometimes generated collaboratively
with patients and sometimes by researchers. It is most often published in peer-
reviewed journals. However, it is unclear whether all patient-based research con-
ducted by commercial companies is eventually published in peer-reviewed journals.
In the future, it would be helpful if all patient-based evidence was published in a
transparent and accessible way, which would avoid waste in research. This means
that patient-based evidence stems from approaches including patient-reported out-
comes (Chap. 9), discrete choice experiments (Chap. 10), analytical hierarchy pro-
cesses (Chap. 11), ethnographic fieldwork (Chap. 12), deliberative inclusive
methods (Chap. 13) and synthesis of qualitative research (Chap. 15).

Patient-based evidence may be very powerful when based on a synthesis of either
qualitative, quantitative or mixed method studies. In any type of synthesis, it is
important that the primary studies have been conducted with high methodological
quality and that all studies are assessed systematically and synthesised appropri-
ately. Patient-based evidence can play a crucial role in achieving a comprehensive
or full HTA (Chap. 1). However, we argue that despite early recognition of the
importance of patient-based evidence in HTA, the focus on economic methods and
rapid HTA tends to diminish the focus on patient-based evidence at a time when it
is becoming increasingly important. This jeopardises the idea of a comprehensive
HTA where all relevant aspects of the appraisal of a technology are considered,
particularly that of the patient.

We note examples of the use of patient-based evidence in HTA, including, by
Sweden (Chap. 28), Denmark (Chap. 22), Scotland (Chap. 27) and Germany
(Chap. 25), organisations that have taken important steps in broadening their vision
of what evidence is required for HTA (Staniszewska et al. 2014). In the future, it
would be a good practice for HTA organisations to always report the patient-based
evidence. Importantly, we argue patient-based evidence should have the same sta-
tus as clinical and economic forms of evidence.

4.1.1 Exploring Patient-Based Evidence

In order to explore patient-based evidence for HTA, we need to consider the concept
of evidence, the appraisal of which forms the cornerstone of HTA (Merlin et al.
2009). A key factor underpinning high quality evidence is its validation and verifi-
cation through scrutiny (Davies et al. 2000). Evidence is often assumed to be
research based and quantitative (Sackett et al. 1997). Hierarchies of evidence relat-
ing to clinical research have been established that place systematic review of all
randomised controlled trials at the highest level, followed by evidence obtained
from at least one properly designed randomised controlled trial (Guyatt et al. 2000).
Over time this hierarchy has been applied to HTA (Merlin et al. 2009), not just to
clinical effectiveness questions but also to other research questions, such as those
relating to patient aspects.
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The focus on quantifiable research-based evidence informed the development
of evidence-based medicine and thus evidence-based practice, defined by Sackett
et al. (1996) as ‘the conscientious, explicit and judicious use of current best evi-
dence about the care of individual patients’. Sackett et al. (1996) stated that the
practice of evidence-based medicine means integrating individual clinical exper-
tise (which includes a consideration of patients’ preferences and perspectives)
with the best available external clinical evidence from systematic research. By best
available clinical evidence, they referred to clinically relevant research, often from
the basic sciences of medicine, but ‘especially from patient-centred clinical
research’ although the exact nature of this form of evidence was not specifically
defined. While we support Sackett et al.’s (1996) initial emphasis, we are aware
that they did not develop patient-based evidence as a substantive concept in itself.
Rather they suggested that patients’ perspectives should be considered in a clinical
encounter, changing this to a form of individual input not necessarily viewed as
evidence. While not directly applicable to HTA, we draw on this as an example of
where key concepts used in HTA have emerged from. We argue that there is an
important need to address this gap in our conceptualisation of evidence and to
formally consider patient-based evidence alongside clinical and economic
evidence.

While we refer to the concept of patient-based evidence in this chapter and
attempt an initial definition earlier in the chapter, it is important to acknowledge
that the term has not been commonly used or defined adequately in the literature
or in HTA. Patient-based evidence is a term that was used by a module of the
Oxford University Masters in evidence-based healthcare,! which ran for nearly a
decade and was linked to the evidence-based medicine movement promoted by
Sackett during his time in Oxford. A paper used the term to describe the develop-
ment of a patient-based evidence base in chronic fatigue syndrome, focusing on
experiences of the condition and health service experiences as key sources of evi-
dence for practice (Staniszewska et al. 2010). More recently, patient-based evi-
dence was conceptualised as the key form of evidence underpinning the NICE
patient experience guidance and quality standard (Staniszewska et al. 2014). These
papers described patient-based evidence as including information about patient
experiences, perceptions, needs or attitudes about their care and health. It could
also include patient narratives, data on health-related quality of life, data on qual-
ity-adjusted life years or published patient experiences’ survey data (Staniszewska
et al. 2010).

In addition, patients’ preference is an area of research which is currently being
developed in several places. One such European initiative is the IMI project PREFER
that started in October 2016 and will run for 5 years. PREFER aims to develop rec-
ommendations about the elicitation and use of patient preference data in the assess-
ment of the benefits and risks of medicinal products, to inform decision-making
processes by regulators and HTA bodies (PREFER 2016).

'Led by Sophie Staniszewska
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While patient-based evidence is not an accepted or a necessarily recognised term
in HTA, aspects of it have, to some extent, been included in HTA in different ways.
However, more needs to be done to consider how it can be best generated and used
to inform HTA.

There are important examples of its application and use in HTA and related areas.
Several HTAs produced by the Swedish Agency for HTA and Assessment of Social
Services (SBU) provide examples of patient-based evidence using qualitative research
methods to synthesise patient experiences (Chap. 28). These examples all focus on
how people perceive and experience their condition, their health and their quality of
life and what this means to them. Before synthesis, published scientific studies are
critically assessed to determine their relevance and quality using assessment tools
that are specific to qualitative research. Only studies of moderate and high quality are
then included in the qualitative evidence synthesis. This creates robust patient-based
evidence that has undergone a scientific process, similar to the other evidence in
HTA, but which uses a very different understanding of the hierarchy of evidence.

An example of an international development in patient-based evidence is
INTEGRATE-HTA (INTEGRATE-HTA 2013), a three-year project that focused
on the development of concepts and methods that enable a patient-centred, com-
prehensive assessment of complex health technologies, using palliative care as a
case study (Wahlster et al. 2016). It has created a structure for assessments of com-
plex technologies, which takes context, implementation issues and patient charac-
teristics into account. It aims to make the HTA or systematic review more
meaningful for real-life decision-making, and it addresses how to generate patient-
based evidence. Further examples of the use of patient-based evidence are given in
Parts IT and III of this book. In developing patient-based evidence within HTA, we
need to involve those with social science expertise in the development and use of
methods and methodologies, both qualitative and quantitative, in HTA.

4.2 Barriers to Integrating Patient-Based Evidence

There are a range of barriers to identifying and integrating patient-based evidence in
HTA, including its status, conceptual and methodological challenges and the pau-
city of approaches to the integration of patient-based evidence alongside clinical
and economic evidence. We summarise each of these areas identified based on the
authors’ joint experience and expertise in Table 4.2.

4.3 Enablers to Integrating Patient-Based Evidence

A range of potential enablers for identifying and integrating patient-based evidence
into HTA can be identified on the basis of the authors’ joint expertise, as outlined in
Table 4.3.
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Table 4.2 Barriers to patient-based evidence

Barrier

Issue

Knowledge about
patient-based evidence

Researchers and clinicians sometimes have a modest
understanding of patient-based evidence

Status of knowledge

Patient experiences and views have been viewed as anecdotal and
of low quality

Leadership The people leading development of patient-based evidence often
have a social science background and when compared to
clinical leaders may be perceived to be of lower status in terms
of capacity to influence and effect change

Types of HTA question The hierarchy of evidence that HTA uses often privileges clinical

and economic questions and may not recognise that patient-
based evidence needs to be in a different form

Concept development

Weak conceptualisation of patient-based evidence creates
difficulty in its identification and application

Methods development

Patient-based evidence as a scientific area lacks the strategic and
focused effort and support provided to other areas of methods
development

Integration of patient-
based evidence with
other forms of evidence

Methodologically, although there has been progress and a range of
qualitative and quantitative approaches exist, there has been
less progress on methods that enable integration of patient-
based evidence alongside clinical and economic evidence

Capacity to undertake high
quality research to
generate robust
patient-based evidence

HTA bodies appear keen to employ economists, but those from
social science backgrounds that could promote the value of
and undertake research into patient aspects is needed

Robust patient-based
evidence

There is a need to discuss the types of research that would
generate robust evidence for HTA decision-making, including
the role of context, as discussed in Part II

Table 4.3 Enablers to patient-based evidence

Enabler

Potential solution

Paradigm shift

There is a need for the HTA community to recognise the
importance of paradigm change in how we conceptualise
the nature of research evidence for HTA

Raising the status of patient-

based evidence

The status of patient-based evidence as an equally important
form of knowledge alongside clinical and economic
evidence needs to be recognised

Informing governments, policy
makers and decision-makers

Governments, policy makers and decision-makers need to be
informed about patient-based evidence so they can
demand the changes needed to develop the patient-based
evidence for HTA

Ensuring funding is available

Research, HTA funders and industry have an important role
in funding work that generates patient-based evidence

Conceptual and methodological

development

Patient-based evidence is a neglected asset and requires
development

Supporting the HTA

community, patients and

patient organisations

Researchers, clinicians and patients need to work together to
demonstrate the benefits of patient-based evidence
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4.4 Patient Involvement in the Creation of Evidence

In calling for greater effort to develop the concept of patient-based evidence in HTA,
we recognise that we need to develop new approaches and methods, co-produced with
patients and the public. The term co-production highlights the potential relationships
that could exist between the producers and ‘clients” when it was realised that the pro-
duction of a service was difficult without the active participation of those intended to
receive it (Ostrom 2002). While patients are vital as ‘suppliers’ of patient-based evi-
dence, through their inclusion as subjects in studies, they also have a fundamental role
to play as active collaborators in creating patient-based evidence conceptually and
methodologically (Stephens and Staniszewska 2015). Such co-production of patient-
based evidence will require new ways of working, cultures and systems that support
this, reflecting the ethos of public involvement practice (Wilson et al. 2015).

4.5 Conclusion

This chapter has introduced the concept of patient-based evidence in HTA and sug-
gested an initial definition. There is a need to develop this concept theoretically and
methodologically and to include patient-based evidence in the HTAs, to ensure that
robust research on patient perspectives, experiences, etc. become addressed. We
have now reached a tipping point. While we recognise the important progress made
to date in HTA, we urge the HTA community to join in a unified effort to ensure
HTA is even more fit for purpose for the twenty-first century by embedding patient-
based evidence in its work. The work of the HTAi Patient and Citizen Involvement
Interest Group will also be taking this endeavour forward.
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Chapter 5

Developing the Mosaic of Patient Participation
in HTA

Karen M. Facey

5.1 Introduction

In this book, patient involvement has been defined as encompassing research to pro-
duce patient-based evidence and participation of patients in HTA (Chap. 1). This
chapter explores potential processes for patients to participate in HTA. It reviews
hierarchies that characterize public participation in policymaking from minimal to
empowering. Then participation approaches that relate specifically to health policy,
HTA and patients are considered. The challenges and enablers to support patients
(and patient groups and informal caregivers) to participate in HTA are explored.
Finally, mechanisms of patient participation that an HTA body could use are pre-
sented for each stage of HTA, covering not just individual HTAs but also HTA process
and high-level HTA policy. This creates a mosaic of patient participation in HTA that
is presented for discussion and most importantly as an aid to guide HTA bodies in
establishing optimal processes for patient participation in HTA in their own setting.

5.1.1 Defining Participation

Depending on the field of study and country of origin, terms for participation vary,
and in some cases the terms may be interchangeable, and in other cases one term may
be a subset of another. This is shown in the work of the International Association of
Public Participation, where involvement is in the middle of their spectrum of partici-
pation (IAP2 2016). As outlined in Chap. 1, involvement is used as an overarching
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term in this book, a subset of which is participation. Hence, when describing
notions from published references in this chapter, terms may have been altered to
ensure clarity in this book.

5.1.2 The Case for Patient Participation in HTA

For decades, patients have worked together in communities to raise public aware-
ness of their disease, promote education and enhance political activism (Maxwell
2015). Some of the early examples were in the field of cancer, where the Leukemia
and Lymphoma Society was founded in 1944 by a family in memory of their son
(Maxwell 2015) and in AIDS, where a variety of patient groups were established in
the early 1980s as the disease emerged (Royles 2012).

Over the past 15 years, as HTA has been used to inform decisions about treatment
reimbursement and access, patient groups have advocated that patients’ perspectives
should be fully understood in the deliberative appraisal process in HTA. At the same
time, many HTA bodies have had to streamline their work to produce reports faster,
leading to reduced resources for research to develop patient-based evidence (Chap. 1).
Thus, new ways have needed to be developed to understand patients’ perspectives,
mainly via participation activities that fit within short HTA timelines.

Academic arguments from ethics, philosophy of science, political science and
social science have legitimized patient participation in HTA (Gauvin et al. 2011).
However, many HTA bodies still have concerns about patient participation in HTA,
including that patient input is anecdotal and biased due to conflicts of interest (Facey
and Hansen 2011).

This chapter explores how patients can be supported to participate in HTA to
contribute their perspectives in a manner that will add value to the largely scientific
process of HTA. While recognizing the important differences between patient and
public participation, I will review some relevant frameworks for both, before con-
sidering specific approaches to patient and public participation in HTA and then
focus on patient participation in HTA.

5.2 Conceptualizing Participation

Over a decade ago, Rowe and Frewer (2005) stated that public participation was
imprecisely defined, used in many contexts, had different aims and could take many
forms. A more recent systematic review confirmed that the conceptualization of
patient participation in healthcare and health research is still vague, has changed
over time and offers a fragmented and partial vision (Barello et al. 2014).

One of the earliest frameworks for participation was the ladder of citizen partici-
pation in planning policy (Arnstein 1969). The ladder had eight rungs, with
manipulation and therapy at the bottom indicating non-participation; then inform-
ing, consultation and placation indicating tokenism; and partnership, delegated
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power and citizen control indicating citizen power. This ladder of participation is
often reproduced as the most relevant treatise on the subject of patient participation
in health service research and HTA. However, Arnstein recognizes that her model is
an oversimplification, with more rungs that are less distinct than the ladder analogy
suggests (Arnstein 1969).

Over 30 years later, Tritter and McCallum (2006) noted that the participation lad-
der is a hierarchical entity based on a conceptualization of activism, with control/
power at the top. Tritter (2009) reflected that the ladder model assumes power is finite
and that ceding power to one group diminishes power in another. His alternative view
was that there are different kinds of knowledge and power in health policy and that
partnership and collaboration can result in a better outcome (see also Chap. 3). The
goal is not to hand over power but to support sharing of knowledge and expertise
from a range of perspectives to inform the design of services. Such a participatory
process is complex and evolutionary in nature and should be negotiated with all
stakeholders. This knowledge-sharing approach would seem a better fit for HTA as
the ‘power’ is actually in the hands of the health system who make the final decisions
about the availability of health technologies based on the HTA recommendation.

Boivin et al. (2014) noted that in health system planning decisions, public par-
ticipation that merely provides a ‘seat at the table’ for a representative, without
appropriate support, is unlikely to change healthcare policy decisions (tokenistic
participation). They referenced three main constructs to explain the public’s influ-
ence on collective decisions:

e Credibility (technocratic processes): the ability to contribute knowledge that is
considered valid and relevant and will result in mutual learning and generation of
new solutions.

e Legitimacy (democratic processes): to speak on behalf of people affected by
health services.

* Power and ability to influence.

They concluded that participants need to be supported to become a credible,
legitimate, powerful source of knowledge for professionals, to be seen as
‘experience-based experts’.

In HTA, the work to conceptualize patient/public involvement has been under-
taken by a range of researchers in Canada, where authors tend to favour the typology
developed by Rowe and Frewer (2005). Adapting their terminology to that used in
this book, they categorize participation based on the direction of information flow as:

e Communication (decision maker = patients).
» Consultation (decision maker initiates process: patients =decision maker).
» Dialogue (decision maker < patient).

Two-way dialogue transforms the opinions of both the decision makers and
patients, but its effectiveness depends on the fairness of the mechanism of dialogue
and its competence and efficiency in achieving its intended purpose. This requires a
serious intent to maximize the relevant contribution (knowledge/views) from the
maximum number of sources and depends on the selection of those involved, form
of information elicitation and information sources. Then that input must be
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processed to ensure minimal information loss when combined with other informa-
tion. All these issues must be considered to ensure patient participation in HTA is
optimized.

5.3 Reviewing the Development of Patient and Public
Participation in HTA

In 1998, the International Journal of Technology Assessment in Health Care
(JITAHC) published a themed issue entitled The Consumer and Technology
(IJTAHC 1998). The articles covered issues relating to patient advocacy/empower-
ment in healthcare, comparisons of quantitative methods to elicit patients’ perspec-
tives and communication of evidence-based information. They were meant to
explore the developments in these fields and their implications for HTA, but focus
appeared to be more on communicating HTA to patients and issues of HTA process
(disclosure) rather than encouraging patient participation.

In 2004, Coulter expressed disappointment about a series of articles in [ITAHC
presenting national approaches to HTA, which seemed to imply that patients were
peripheral to the HTA process. She encouraged patient participation in all stages of
HTA and proposed that HTAs should start with the types of questions that patients
ask their clinicians (including characteristics of disease, trade-offs between length
of life, quality of life and different forms of treatment) and the outcomes that are
important to them.

In 2005, some progress was made, with two important international initiatives:
HTAI established its Interest Group for Patient/Citizen Involvement in HTA (the HTAi
Interest Group), and the International Network of Agencies for HTA (INAHTA)
undertook a survey and discussion paper of patient/citizen involvement in HTA bod-
ies. It noted that decisions about healthcare priorities depend on value judgements, and
so all decision-making processes should be open, transparent and inclusive (Hailey
2005). Hailey concluded that HTA needed to give more attention to the views of
patients as the ones directly affected by the technology being assessed, but that
approaches to patient involvement would depend on the mandate, governance and
resources of each HTA body and the particular technology being assessed. Bridges
and Jones (2007) noted that HTA had evolved from the traditional evidence hierarchies
of evidence-based medicine to include more diverse components such as economics
and quality of life. Bridges and Jones (2007) suggested that patients needed to be part-
ners in HTA, to enable HTA to be more patient-focussed, taking account of patients’
perspectives and preferences alongside the other aspects considered in an HTA.

Despite this progress, Gauvin et al. (2010) identified the struggle that many HTA
bodies had had in implementing patient/public participation in HTA due to concerns
about scientific integrity. They reported mixed methods research, which identified
that patient/public participation in HTA depended on:

e The technology being assessed.
e The institutional context of the HTA body.
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* The interests of those who want to be involved vs those of the HTA body.
e Whether patient/public input is deemed to provide legitimate evidence.

Surveys (Hailey et al. 2012, Whitty 2013, EPF 2013)! and a systematic review
and interviews (Menon and Stafinski 2011) have been undertaken with HTA bodies
about patient (and public) involvement in recent years. The surveys had responses
from 33 to 40 HTA bodies internationally. In the INAHTA survey (Hailey et al.
2012), 22 HTA bodies (67% of responders) involved patients and the public,
whereas in the EPF survey (2013), 18 (45%) stated that they involved patients. The
type and level of participation varied widely across the stages of HTA, but the
majority stated that patient groups could participate in topic selection, provide input
to assessments and review draft recommendations. However, fewer HTA bodies
presented or integrated patients’ perspectives in their reports, produced patient-
friendly HTA report summaries or conducted evaluations of the impact of patient
participation. The picture is of course worse than presented, as presumably those
not involving patients did not respond to the surveys.

In 2011, the HTAI Interest Group led a special themed edition of IJTAHC that
included papers about research into patient aspects, patient participation in HTA
programmes and the need to demonstrate the impact of patient involvement in HTA
(IJTAHC 2011).

Gagnon et al. (2011) suggested that including experiential evidence from
patients in HTA could allow a more accurate assessment of the value of health
technologies. Menon and Stafinski (2011) also suggested that in an era of incre-
mental health gains, patient insights about the relative value of a health technology
could be increasingly important, but this could challenge decision makers who rely
on traditional forms of evidence to assess value. They concluded that it is essential
to use robust methods to collect patients’ perspectives in HTA (Menon and Stafinski
2011).

A more recent literature review (Gauvin et al. 2015) still found that it was diffi-
cult to identify what meaningful patient/public participation in HTA was from the
literature, given:

* Divergent views about what patient participation means.

» Lack of research about effectiveness and impact.

e Uncertainty about most appropriate way to integrate patient participation with
other types of evidence.

However, the evidence confirmed that the case for patient/public participation in
HTA was strong and could achieve the following goals:

e Democratic.

e Scientific (including patient-based evidence).

* Instrumental (better quality decisions at each stage of HTA).

e Developmental (increasing awareness of HTA and building capacity to
contribute).

"European Patients’ Forum
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These and other ethical rationales for patient participation in HTA are critically
explored in Chap. 2.

5.4 Barriers and Enablers to Patient Participation in HTA

Patient participation in HTA is still contentious (Gauvin et al. 2010), with differing
views about who should be involved, when and in what way. The scope and type of
patient/public involvement varies according to the power and authority (within or out-
side government, advisory recommendations, binding decisions on reimbursement,
etc.) and the policies of the organization that hosts the HTA body (Gauvin et al. 2011,
Kreis and Schmidt 2013). Gauvin et al. (2015) noted that in light of resource and
institutional constraints, determining which methods to use at which stage of HTA is
an elusive goal. Therefore, the purpose of this section is to explore why patient partici-
pation in HTA is still contentious and identify the barriers and enablers to participa-
tion in HTA. The next section will then seek to address the when, why, who and how
of patient participation with the overarching purpose of adding value to HTA.

Hailey (2005) presented barriers to patient/public involvement in HTA that
appeared still extant a decade later (Facey and Stafinski 2015). These are presented
in modified form in Table 5.1, updated with additional review references.

Table 5.1 Barriers to patient participation in HTA (Adapted from Hailey 2005)

Challenge Issues

Interaction of Time needed to develop a trusting, productive relationship
consumers and Concerns about attitudes of HTA body (tokenism) or patient group
researchers (those with strongly held beliefs less willing to be constrained by

research evidence)

Concern about objectivity of patient group if they have received
funding from health technology developers

Resources Administrative
Financial
Support staff
Mechanism of Lack of comprehensive approach that sets goals of participation for
participation each stage of HTA (Gauvin et al. 2015)

Often chosen by the decision maker, who shapes it in a specific
manner and so has control over the participation (Boivin et al.

2014)
Identifying a ‘patient Recognizing that there are differing values, expectations,
position’ environment, culture, genetics and experiences of patients in the
health system, but that it is not possible to canvass all
Nature and extent Difficulty defining which patients should be involved
of patient Questions about representativeness

representation Concerns about conflicts of interest and influence of health

technology developers

Difficulty reaching marginalized populations



http://dx.doi.org/10.1007/978-981-10-4068-9_2

5 Developing the Mosaic of Patient Participation in HTA 57

Table 5.1 (continued)

Challenge

Issues

Technical demands

Lack of knowledge/power/credentials/skills in scientific process and
healthcare policy options

Impact of declining health condition on ability of patient to
contribute

Training and education

Lack of education and training developed specifically for patients

Time demands and
remuneration

Time commitments

Working to tight timetables

Payments that should be made to patients

Balancing information
from researchers,
the literature and
patients

Lack of concordance between issues that patients regard as important
and those in which research has been conducted

Concern about methodology to balance qualitative and quantitative
evidence and the role of costs, including questions about
credibility of patient-based evidence

Devaluing of patient-based evidence in evidence hierarchies (Gauvin
etal. 2011)

Use of patient input

Unsure what to do with patient representatives or how to involve them

Concern of tokenism

May increase time needed for appraisal

Poorly moderated discussions may not enable patients to contribute
(Boivin et al. 2014)

Concerns by researchers/clinicians that scientific debate gets softened
by inclusion of patients’ perspectives

Possible distortion of funding decisions due to patients’ biases

Patient groups concerned about how evidence from different
sources is handled, weighed and valued and that others have
more influence

Power differences between patients and professionals (Boivin et al. 2014)

Conflicts of interest (Facey and Hansen 2011)

Lack of awareness of
HTA processes

The implications of HTA processes are not understood

Patients do not know how HTA is used or how to participate

Few evaluations of
patient involvement

Absence of good quality research to show that patient involvement
makes a difference

No demonstration that patient involvement improves quality of
assessments (Gauvin et al. 2015)

Where politics and science meet there will always be difficulties. However,
despite the list of barriers being long, HTA bodies are developing processes to sup-
port patients to participate in HTA. These are captured in Table 5.2 according to the
HTA contexts outlined in the HTAi Values and Quality Standards for Patient
Involvement in HTA (Sect. 1.4 in Chap. 1), with the addition of the policy context
identified by Gauvin et al. (2010).

Although these barriers and enablers have been written from the perspective of
HTA bodies, many are also relevant for patient groups.
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Table 5.2 Enablers of Patient Participation in HTA

Context Enabler Description
Policy Cultural and National/regional policies that encourage patient
political context participation in health service design and delivery
Critical mass of Patient participation in HTA is considered the norm,
HTA bodies with processes that can be shared and adapted
Leadership HTA and political leaders encourage/mandate HTA
bodies to involve patients
HTA bodies are reviewed by their funders about the
effectiveness of their mechanisms for patient
participation
HTA process | Rationale articulated | Identify principles, objectives and goals for patient
participation at each stage of HTA process
A range of Offer different approaches depending on stage of
mechanisms assessment and goal
Decide whether to involve individual patients,
caregivers, patient representatives or patient groups
Evaluation Review participation approaches against intended goals
Monitor satisfaction of patients who are involved
Modify processes with feedback from all stakeholders
Innovative culture to develop processes for participation
Individual Careful recruitment | Clear recruitment strategies
HTAs and support

Presence of patient group that can represent users of the
health technology

Structured training and support

Opportunities for patients to interact with one another

Buddying with another patient representative

Dedicated staff contact

Mentoring

Payment to prepare materials and attend meetings

Sufficient time

Advance notice of upcoming HTAs that might be of
relevance

Sufficient notification in the HTA process to allow
patients and patient groups to prepare their input in
collaboration with others

Appropriate
materials

Technical information conveyed understandably

Administrative support (printing papers)

Inclusive meetings

Preparatory meetings to help discuss areas where patient
contributions would be most valuable

Appropriate timing and setting of meeting to suit
patients’ condition

Chairing by an expert moderator to enable everyone to
be heard in interdisciplinary discussions

Clear reporting

HTA report presents how patients were involved and the
difference they made

Gauvin et al. 2011, OHTAC 2015 (Ontario Health Technology Advisory Committee), Boivin et al.
2014, Kreis and Schmidt 2013, Facey and Hansen 2011
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5.5 Developing the Mosaic for Patient Participation in HTA

In addition to the enablers presented in Table 5.2, there are overarching issues to
consider such as who to engage, when and how. As discussed previously, this is
complex and cannot be addressed by a simple ladder or one size fits all approach. A
multidimensional framework is needed that can be drawn upon by any HTA body,
whatever their context or current processes.

As an alternative to Arnstein’s participation ladder, Tritter and McCallum (2006)
suggested a two-dimensional ‘mosaic’ of participation to allow mapping and moni-
toring of patient participation, based on methods of participation, category of health
service user and outcomes. Gauvin et al. (2010) used this concept to develop a
framework for patient/public participation in HTA outlining eight levels of involve-
ment for six ‘publics’ at each stage of HTA.

Later, Gauvin et al. (2015), OHTAC (2015) and Gagnon et al. (2015) stressed the
need to also be explicit about the goals of patient and public involvement. Interpreting
this work specifically for patients seems to imply that the goals for patient involve-
ment in HTA are:

e Quality of scoping and recommendations improved by incorporating patients’
values and experiences.

e Clinical evidence review is enriched through focussed attention on values and
perspectives of priority populations.

Menon et al. (2015) went further and stated that patient involvement is likely to
have most impact if it can reduce uncertainties in assessment. They define these
‘decision uncertainties’ as determining clinical benefit, value for money, affordabil-
ity and adoption (e.g. treatment stopping rules).

So to develop a mosaic for patient participation in HTA, Gauvin’s framework
could be modified to use the HTA contexts presented in Table 5.2, identify the spe-
cific HTA stages within these levels and add goals. Then, rather than depicting gen-
eral levels of involvement as outlined by Gauvin et al. (2010), specific mechanisms
for patient participation can be suggested, as shown in Table 5.3. This table has been
developed in consultation with the authors in Part III of this book, who have sug-
gested the wide range of mechanisms presented.

The mosaic in Table 5.3 is complex but presents a wide range of mechanisms that
HTA bodies can use to support patients to participate in their processes and as such
is generic. It is not expected that any HTA body undertakes all aspects. This is not a
statement of best practice or call for universalization of particular mechanisms of
participation. An HTA body would be expected to use it for reference and create its
own mosaic—identifying the steps in its process, why it wants patient participation
at each step, who it will involve and how. Chapter 25 shows how the mosaic can be
used by an HTA body.

Not all of the potential mechanisms of participation are widely used in HTA. The
ones that seem to be growing in popularity are those we may call ‘patient input’,
where the burden of participation lies on the patient or patient group. They actively
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have to gather or contribute specific information to the HTA, either in writing or
verbally. Issues related to patient input are explored further in Chap. 6.

The quality of the participation process relies on the patient or patient repre-
sentative’s ability to contribute competently. So there is a need to build capacity
with patients and patient groups about HTA processes and agree how they can
best contribute. This was an important point raised in the development of the
HTAI Values and Quality Standards for Patient Involvement in HTA, where after
the first Delphi Round, a new value of ‘building capacity’ was added. This value
features strongly in Table 5.3, and for effective patient participation in HTA, at
least some of these capacity building elements should be undertaken.

5.6 Discussion

Over the past decade, various surveys and literature reviews have shown that some
HTA bodies report that patients can participate in their processes. However, this
participation is often limited to standard processes created for all stakeholders (sub-
mission of topics via the web or public consultation on draft reports), with little
consideration of the enablers of patient participation. For others, patient participa-
tion in HTA is still contentious (Gauvin et al. 2011) and is not encouraged.

There are many reasons why HTA bodies are reticent to support participation of
patients in the HTA process, including issues such as:

* The adversarial nature and lobbying tactics that some patient organizations employ.

* Concerns that patient groups’ views are biased and influenced by health technol-
ogy developers.

* Concerns about lack of representativeness.

* Resource requirements to support patient participation and change HTA pro-
cesses to accommodate them.

* How patient input can be balanced against scientific evidence.

On the other hand, patient groups question the value of their contributions to HTA
(SECOR 2012, Dickson personal communication 2016) including concerns about:

* What contribution is required from them and how ‘scientific’ it needs to be.

* How their contribution is balanced against scientific evidence.

e The time and effort required to participate in a submission, which for patient
groups has a real opportunity cost from their voluntary donations and granted
funding sources.

e How they can contribute as ‘partners’ (or address potential decision uncertain-
ties) when they are not fully involved and do not receive the same information as
others that are involved.
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* Being treated as novices, when they may have highly competent staff who input
to a range of health policy initiatives and members who can articulately share
relevant experiences.

Coulter (2004) indicated that patients need to understand the choices confronting
policy makers and be involved in determining priorities and trade-offs. This can be
challenging as they are often seen as having a vested interest in health technologies
that relate to them (Chap. 3). So it is important that patient groups are involved in
creating fair, consistent and transparent processes for HTA. This includes issues like
ensuring those invited to participate are sufficiently supported and have adequate
time to input and that as experiential experts, patients and their representatives are
treated like other experts, including declarations of potential conflicts of interest and
given appropriate feedback.

Participation is dynamic (Tritter and McCallum 2006) and should be a two-
way dialogue (Rowe and Frewer 2005). So the essential element of any participa-
tion process is the dialogue to review processes and continually improve them
(Chap. 16).

5.7 Conclusion

Beyond the democratic goal of participation, the most important goal of patient
participation seems to be instrumental, to improve value judgements in HTA, by
elucidating issues about the impacts of the technology that are missing in traditional
clinical and economic evidence. This could include:

» Focussing research questions on issues that matter to patients.

* Describing the populations affected by condition, their natural history, use of
current health technologies and those with greatest need.

* New insights to interpretation of clinical evidence and the patient benefits that
might be achieved.

e Input to economic model structures—clinical pathways, potential consequences
of technology use and utilities.

e Communicating results in a manner that is meaningful to patients.

Most HTA bodies have systematic approaches to literature review and economic
modelling, so there should likewise be systematic processes for patient participation
that gather input and report it clearly, demonstrating how it contributes to recom-
mendations and decisions. The mosaic for patient participation in HTA presented
here is a starting point for HTA bodies to draw from. The aim is to outline good
processes for patient participation and see them promoted and developed in order to
optimize the HTA process (Gauvin et al. 2010).

The mosaic presented in Table 5.3 has received some input from the country
authors in Part III, but it is still in development. In particular questions have been
raised about the goals column, which here refer to the HTAi values for patient involve-
ment in HTA. When used by an HTA body, they may be more specific—for example,
to find out information about the patient pathway or to understand the impact of side
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effects. Likewise the ‘who’ column may vary and be more specific. Furthermore, the
mosaic needs better presentation than the current tabular form. The important point is
to note that a range of approaches is possible and to choose those that the HTA body
and patient group advisers think are optimal and add value to the HTA process, recog-
nizing that patient participation is bespoke to the organization, complex and
evolutionary.

Although this chapter considers processes to support patient participation in
HTA, it is not promoting patient participation above patient-based evidence. Indeed,
given the rigour of HTA, patient-based evidence should be integral to HTA. However,
given its demise in most HTAs, there seems to be a need to ensure systematic pro-
cesses to include patients’ perspectives in some form that is practical in rapid HTA
processes. Also given the interest in patient input, it is important to ensure that other
forms of participation are supported that do not place the burden of contribution too
heavily on the patient or patient group.
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Chapter 6
Patient Input to HTA

Karen M. Facey and Ann N.V. Single

6.1 Introduction

The term patient input can be used to describe the information provided by patients,
their caregivers and patient groups to any deliberative process that includes a range of
stakeholders. Whether written or verbal, patient input aims to contribute the unique
knowledge borne from the experiences of living with a condition. While patient-
based evidence relies on trained researchers to study patient issues in a rigorous man-
ner, the onus for patient input lies on patients and patient organisations gathering
information and presenting it in a way to aid the multi-stakeholder discussions that
occur in HTA. Patient input is complementary to research and is not generally criti-
cally assessed in the same way as scientific evidence but can aid the value judgements
and decisions made at any point in the HTA process from topic selection through to
communication of results. This chapter outlines a variety of patient input approaches:
providing written comments on draft documents, submitting written information
about specific issues via a structured form and face-to-face participation in a commit-
tee or advisory group. It reflects on processes, the burden placed on patients and
patient groups, their need for support and concerns about impact of input.

The terminology of ‘patient input’ is adopted from the Canadian Agency for
Drugs and Technologies in Health (CADTH), but it is not universally accepted.
Patient input can inform colloquial evidence (Sect. 6.4.1) alongside input of expert
clinical reviewers, providing important contextual knowledge. This could be used at
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various points in the HTA process to provide insights from patients gained in the
‘real world’ and focus deliberations towards the implications for patients (Staley
and Doherty 2016). However, patient input is unlike other expert input. It is derived
from the personal, often sensitive and sometimes deeply painful, experiences of
individuals. It comes to HTA not via an established and mediated scientific process,
but from a process of human interaction among patients, patient groups, HTA staff
and other experts that may occur before, during and after an HTA. As such, it is
subject to a variety of challenges.

As patient input puts the burden of preparation of information on patients and
patient groups, it is essential to clarify how it can influence an HTA. Some HTA
appraisal committee members feel that as HTA is grounded in research, it cannot
include informal or anecdotal information (Lopes et al. 2015, SECOR 2012).
However, patient input can inform the design of clinical research (Chap. 8) and
economic models and facilitate interpretation of results arising from such research,
e.g. contextualising it within local healthcare settings or highlighting important
outcomes not described in the published literature (see country examples in Part
III). For example, ‘the health technology creates such bad diarrhoea that it stops
people going to work’ or ‘my mobility has improved so much I can now dress
myself’. Such insights into patient benefit can influence an HTA, particularly when
views of a diverse group of patients are presented coherently (HTAi 2015a) and
when there are uncertainties about clinical benefits (Menon et al. 2015). As a past
appraisal committee chair indicated in Australia, patient groups ‘present data that
contribute to the ‘value construct’ of a decision' (Lopes et al. 2015 [336]), i.e.
shaping the questions we ask about using a health technology and defining what
matters most.

As the concept of patient input is new, this chapter relies on the experience of the
authors and their associations with HTA bodies and patient groups internationally.
We argue that patient input can play an equally important but different role to
patient-based evidence. It can achieve the shared learning and problem solving that
occur in effective participation processes (Tritter 2009, Chap. 5), but this does not
come without costs and challenges. We acknowledge that our conceptualisation
may not be accepted by all, so this chapter provides a basis for further discussion
and research.

6.2 Written Comments on Draft Documents
6.2.1 Topic Scoping

HTAs are often scoped using the PICO framework (Chap. 1). Comments from a
patient group on an HTA scope can be a valuable way of ensuring HTAs consider
the outcomes important to patients (Oliver et al. 2009, Berglas et al. 2016). The
National Institute for Health and Care Excellence (NICE) publishes its draft scop-
ing documents, all comments it receives and the final HTA scope. Reviewing any of
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these can show the influence of patient input. For example, a comparison of these
documents in an HTA of a treatment for relapsing-remitting multiple sclerosis
shows that the patient group input influenced the scope in terms of identifying
patient sub-groups and appropriate comparators (NICE 2014).

6.2.2 Consultation on Draft Reports

For some HTA bodies, the only mechanism for patient input is via public consulta-
tion on a draft HTA report. Public consultation may be targeted so that patient
groups are notified of the consultation (Cowl et al. 2015) and responses may be
requested in free form or by response to specific questions. At NICE, patient groups
are encouraged to comment on the extent to which the draft recommendations in an
HTA have taken account of patients’ perspectives (Chap. 23).

However, HTA reports can be large scientific documents, which are difficult for
patient groups (and health professionals) to comment on. Short consultation periods
exacerbate the problem, especially if patient groups want to canvass the views of
their members. The problem can be alleviated with short, plain language adapta-
tions of consultation documents and workshops during consultation periods to pres-
ent the report to patients and help them consider the issues in question before they
submit their response (Cowl et al. 2015).

6.3 Submitting Written Information

6.3.1 Topic Proposals

Some HTA bodies (such as SBU and the Scottish Health Technologies Group (SHTG))
accept topic proposals from a range of stakeholders, including patient groups.
However, completing the complex topic proposal forms can be challenging for all
stakeholders, even when assistance from HTA researchers is offered.

6.3.2 Submissions to Appraisal Committees/Multi-stakeholder
Advisory Groups

Many HTAs have moved from comprehensive systematic reviews of published
literature to structured submissions of evidence from health technology developers
(Chap. 1). This development raised the possibility of patient groups making sub-
missions in a similarly structured way. Some HTA bodies (e.g. Scottish Medicines
Consortium (SMC), NICE and CADTH) encourage written submissions from
patient groups, whereas others (e.g. Pharmaceutical Benefits Advisory Committee
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(PBAC) in Australia, National Committee for Health Technology Incorporation
(CONITEC) in Brazil, National Health Insurance Administration (NHIA) in
Taiwan) have an open call via their website to anyone, including individual
patients.

The HTA bodies in the UK and Canada were the first to implement standardised
templates to capture patient group input that included prompts about their experi-
ences and expectations of new and existing medicines (Chap. 21, Chap. 23,
Chap. 27).

To share good practice, the HTAi Interest Group for Patient and Citizen
Involvement in HTA (the HTAi Interest Group) published a Patient Group
Submission Template for HTA of Medicines (HTAi 2014). The template was devel-
oped from an amalgamation of existing templates and consultation in HTAi. After
this, HTAi developed the Patient Group Submission Template for HTA of Health
Interventions (not-medicines) (HTAi 2015b). During consultation on this template,
it was recognised that a new template for diagnostic technologies should be devel-
oped and it will be published in 2017.

These submission templates include a section to capture descriptive information
about the patient organisation. They provide guidance about the form of information
that may be most influential for an HTA committee, noting that the following issues
should be explained:

e Sources—individual patient stories, review of patient group helpline queries,
surveys, social media, workshops, documentation of clinic visits, etc.

e Strength—how many patients and methods for each source

* Breadth—representativeness of statements compared with the views of the many
patients that might be treated with this technology, including those that are sel-
dom heard.

The templates ask a few main questions, with prompts to indicate the informa-
tion that is most likely to influence an HTA committee or advisory group. Key ele-
ments are summarised below.

HTAI Patient Group Submission Templates: Summary of Key Elements
(Adapted from HTAi 2015b)

Impact of the condition

e Challenging symptoms

* Limitations to usual activities of daily living
* Emotional and psychological issues

e Impacts on family life

* Financial implications

e Impacts on caregivers
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* Groups of patients that have particular issues
* Impact on caregivers

Experiences with currently available health interventions

e Main health interventions currently used

e Extent to which they control/reduce the most difficult aspects of the
condition

e Most important benefits of currently available interventions

* Burden of taking currently available health interventions on daily life

» Side effects that are distressing or difficult to tolerate

* Financial implications to the patient and his/her family

e Implications for caregivers

* Areas the current health interventions do not address

* Groups of patients that have particular issues with current interventions

Experiences with the health intervention being assessed (views from patients
who have received the technology)

* Main reasons for use of this health intervention compared with other
interventions

» Extent to which the health intervention controls or reduces the most diffi-
cult aspects of the condition (symptoms, daily life, quality of life, fewer
hospital visits)

* Limitations of the health intervention

» Side effects that are difficult to tolerate and those that patients are willing
to tolerate

e The burden of taking the health intervention on daily life

* Financial implications to patients and families

* Impact of intervention on caregivers

* Aspects of the health intervention that patients would like to change

Expectations of the health intervention being assessed (views from patients
who have not received the technology)

e Whether the studied outcomes are important to patients

* Minimum level of improvement of the most important symptoms that
patients would like to see

*  What patients would most like to see from the intervention being assessed

* Main reasons why the health intervention being assessed may not be used

e Perceived advantages and disadvantages

* Financial implications to patients and their families

» Impact of health intervention on caregivers

* Groups of patients that might benefit most from the health intervention
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The templates have a cover note to help HTA bodies adapt them for their own
processes (HTAi 2016b). In France, the Haute Autorité Santé has translated and
adapted the templates to suit their HTA appraisal process (Nabarette and Guerrier
2016), while the UK, NICE and SMC have used them to inform updates of their
own templates. Countries such as Sweden, Taiwan, Finland and Australia have
translated and adapted/or piloted the HTAI patient group submission templates.

6.3.3 Reflections on Submissions of Written Information

While the adoption of a standardised template to capture patient issues may appear
relatively simple and especially useful for the timelines of rapid HTAs, we do not
view it as a substitute for patient-based evidence nor a quick solution to patient
participation. The use of written submissions creates challenges for patient groups
and HTA bodies; some of which are discussed below.

As it takes time and specific skills to complete submission templates, many
patient groups require information about how to collect and report this information.
For example, the pan-Canadian Oncology Drug Review (2013) has published guid-
ance on undertaking surveys and interviews and presenting the results, and this has
been adapted to suit the HTAi submission template (HTAi 2015a). As these activi-
ties involve patient groups collecting information from patients, those without expe-
rience in the area may need information about ethical and legal issues to help them
safeguard the dignity, rights and well-being of patients when preparing submissions
to HTA (Single et al. 2016). These issues include using existing sources of informa-
tion when possible; choosing appropriate methods; including a broad population;
protecting data and privacy; and ensuring participants can competently consent and
have sufficient information, such as how their information will be used and realistic
expectations for its influence (HTAi1 20164, b).

As HTAs are increasingly performed before a health technology is made rou-
tinely available in a health system, the only opportunity for patients to have expe-
rienced a new technology is in research. The Canadian Treatment Action Council
has called for CADTH to take leadership in connecting patient groups with clinical
trial participants (Berglas, Personal communication, 2016). However, if a patient
group cannot identify any patients who have received the new technology, this
should not deter them from making a submission. The information they can pro-
vide about living with the condition and experiences of current practice is still
valuable.

Some HTA bodies allow individual patients to submit comments on a structured
template via a weblink, but this can result in a large number of submissions that
must be summarised by an HTA researcher or a patient representative on the com-
mittee or advisory group. There are also challenges in considering how individual
patients can be supported to make submissions. Furthermore, it would seem that
using patient groups as intermediaries with patients is a better solution or that
research should be undertaken with patients to understand their experiences, with-
out putting the onus on individuals to formulate an input.
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Some HTAs may attract several patient group submissions. Some argue that mul-
tiple submissions stressing the same issues are valuable. Others feel that one sub-
mission from several patient groups provides stronger input. Creating joint input
with clinical experts could also be valuable (Chap. 27). However, in such situations
it is essential to ensure that the contribution of patient groups is equal to that of
clinicians and that any differences in views are documented.

A major issue for patient groups is to understand how their written submissions
are used in the HTA appraisal process (SECOR 2012). In some cases, researchers
may provide a written summary, in others, ‘public partners’ may present the patient
input and the full patient submission may be available in appraisal committee
papers. Public partners differ among HTA bodies, but usually they are volunteers
(paid or unpaid) who have been specifically recruited and trained to help ensure
patient issues are considered in HTAs.

HTA submissions are highly complex and committee members will have differ-
ent expertise and several HTA products to review at one meeting. So, committees
often do not take a detailed presentation of any part of the evidence, but rely on
summaries provided by HTA staff, with discussion focusing on areas of uncertainty.
Patients may feel their input is poorly presented or not addressed by the decision-
making committee. This can be challenging for patient groups who have put great
effort, time and resources into a submission. An experienced public partner can
interject relevant information from a patient group submission to help resolve issues
emerging in the deliberative discussion. This has pros and cons, as the public part-
ners understand the HTA methodology and committee dynamics, but if patient
groups had known the uncertainties in advance they may have submitted different
input. Also, it means that the public partners must be competent and well trained to
engage in the discussion. At the time of writing, the role of public partners in rela-
tion to presentation of patient issues is under debate and will no doubt evolve.

Feedback to patient groups about their submissions is essential to help them under-
stand how their input has been taken into account and how their submissions can be
improved to have more influence (Genetic Alliance UK 2014). Methods of feedback
may include setting out how patient input has been taken account of in the HTA report;
publishing examples of high-quality submissions on HTA websites; or providing videos
sharing the experiences of those who have submitted, letters detailing the strengths and
weaknesses of the submission and face-to-face meetings to discuss outcomes.

These issues highlight the importance of dialogue between patient groups and HTA
bodies about the best processes for written submissions. This interaction is key and part
of the journey of patient participation that builds relationships, understanding and trust.

6.4 Face-To-Face Input

Face-to-face input potentially enables patient input to occur at several points in an
HTA and in a variety of settings which may be more accessible to patients and
patient groups. While the strength of written submissions lies in the work under-
taken to prepare them, the strength of face-to-face input is its ability to respond to
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questions and clarify misunderstandings. NICE combines the two by giving patients
groups the opportunity to present their input. Additionally, Germany’s Joint Federal
Committee (G-BA) and the Institute for Quality and Efficacy in Health Care
(IQWiG) supplement written submissions with ‘hearings’ (Chap. 25) and PBAC
recently began consumer hearings for some medicines (see Sect. 19.5) so that
patient groups or representatives can answer committee members’ questions.

Face-to-face input may be considered in two ways—where the patient representative
is an equal member of the group or where they are invited to a group or committee to
input on specific issues. Face-to-face input where patients/patient groups are an equal
member of a committee is the only form of input that allows the patients to react to the
discussion as it emerges, adding further information or clarifications. Two of the most
common times when face-to-face input is used in HTA are outlined in this chapter.

It has been suggested that to ensure face-to-face input of patients is effective, it
can be helpful to prepare patients by explaining not only the process of the meeting
but also the meeting norms (seating arrangements, dress, style of presentations) and
what will be expected of them (HEE 2008). Special needs of patients (access, diet,
visual or audio support) need to be clarified in advance. Payments should be made
for expenses incurred, and some HTA bodies pay a meeting fee according to organ-
isational policies. Furthermore, the others involved in the meeting need to be pre-
pared to listen to patient input and the chair (or facilitator) needs to receive specific
guidance on how to encourage patient input (Thomas and Meredith 2015).

6.4.1 Scientific Advice (Early Dialogue)

Several HTA bodies have established systems to provide advice (sometimes called
early dialogue) to health technology developers about the design of their confirma-
tory trials (CADTH 2016, NICE 2016, EUnetHTA 2016). These processes involve
professionals from the HTA body and invited clinical experts. More recently, they
have sought to involve patients (Facey et al. 2015), recognising that patients can
contribute valuable information about important outcomes and practicability of
clinical investigations proposed in the trial. In these meetings, patients contribute as
individuals bringing their own experience into the discussion. However, the optimal
process for patient participation has yet to be found given the very technical nature
of the meetings. Some HTA bodies involve individual patients with the relevant
stage of disease in the meeting (Facey et al. 2015); others run focus groups with
patients in advance to address issues that can be fed into the meetings (Chap. 21).

6.4.2 Involvement in Multi-stakeholder Committees

Patients and patient representatives may be invited to contribute to a range of com-
mittees/advisory groups during an HTA (from topic selection through to appraisal).
Individual patients can set the context by giving their own experience of the
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condition and patient groups can share patients’ experiences relating to the health
technology that may fill gaps in the evidence (e.g. will patients really follow usage
instructions) or provide context and impact (e.g. actual care pathway, most debilitat-
ing side effects, what a complex outcome really means for patients, long-term con-
sequences). Given the technical nature of such meetings, it is important that patients
are prepared for the meeting and invited to contribute by the chair.

6.5 Patient Input: Burden or Bonus?

6.5.1 Burden and Building Capacity

Patient input places a burden on patients and patient groups, who are often working
on a voluntary basis, with few resources and experiencing ill health. Furthermore,
some patient groups may be asked to provide input to several HTAs in 1 year or dif-
ferent HTA processes in their jurisdiction (e.g. UK groups submitting to England,
Wales and Scotland). HTA bodies and patient groups could work together to reduce
the burden by agreeing information that is relevant for several appraisals or that can
be prepared in advance. Patient input requests could be targeted to areas of uncer-
tainty (e.g. when the magnitude of effect on a complex clinical outcome is ques-
tioned or when a cost-effectiveness analysis is just above the willingness to pay
threshold that is usually accepted). The challenge is how to identify such cases in
advance.

There is an opportunity for umbrella patient groups to prepare information about
living with the condition and using current health technologies that is common
across countries as a resource for national groups to draw upon. This raises the
potential for identifying what information is needed for each assessment and devel-
oping repositories of patient issues relating to the condition and current health tech-
nologies. An alternative approach is the FDA’s new Voice of the Patient reports
(FDA 2016) which places the burden of activity on the regulatory organisation,
which organises a workshop and writes the report.

As Chap. 5 highlights, patient participation requires HTA bodies to build the
capacity of patient groups who participate in their processes. For patient input, spe-
cific training may include:

e The purpose of HTA

e Local HTA processes

e Collecting and reporting patient information that is most likely to impact HTAs
* Presenting at committee meetings

e Communicating HTA recommendations.

The quality and number of submissions is improved when HTA bodies provide
support staff (Chap. 27) and encourage patients who have been through their pro-
cess to be mentors and share stories of their experiences (Genetic Alliance UK
2014). Additionally, HTA bodies can provide opportunities for networking among
patient groups, conference participation, joint research and publication production.
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Many HTA bodies also provide a large range of tools to support patient input, for
example, the HTAI Interest Group website offers links to guides, glossaries, films
and e-training for patient groups (HTAi 2016c¢).

6.5.2 Bonus vs Balance

At present, our understanding of the difference (bonus) that patient input makes is
anecdotal. Some examples are given in the country experiences in Part III, but we
need to do more to capture these examples (Chap. 16). Berglas et al. (2016) note that
CADTH received 297 patient input submissions to 142 HTAs over a five-year
period and describe how this input was used in the scoping, assessment and appraisal
phases of the CADTH Common Drug Review HTA process. In the qualitative
review of 30 of these HTAs (ibid), they identified 119 patient insights about health
status, progress of recovery and sustainability of health, and note that this patient
input helped frame the HTAs and interpret the other HTA evidence.

As discussed in Chap. 5, a range of mechanisms might be needed to achieve the
goals of patient participation. Likewise, several forms of patient input might be
needed in an individual HTA. NICE take comments on draft documents followed by
face-to-face meetings to develop the scope of their HTAs. It also takes patient group
submissions and invites a patient and patient group representative to its appraisal
committees. SMC takes patient groups submissions to its appraisal committee and
more recently has hosted a joint meeting of clinicians and patients to develop a
shared patient and clinician statement for the appraisal committee.

One of the key questions currently raised about HTA is how to balance different
forms of evidence (Chap. 4). HTA has always had to manage evidence from differ-
ent sources. Even in systems where HTA is based on cost-effectiveness, evidence
about the therapeutic context, functioning of the technology and clinical effective-
ness are presented first. However, as some authors suggest, it may not be appropriate
to balance patient input against evidence of clinical and cost-effectiveness (SECOR
2012). Instead, patient input, like input from clinicians and researchers, may provide
a lens through which to assess or appraise the evidence that is presented in HTA.

There have been concerns that patient groups may have potential conflicts of
interest, particularly if they receive funding from health technology developers
(Hughes and Williams-Jones 2013). HTA bodies have tried to address these concerns
by requiring patient groups to disclose interests in a variety of ways. In the CADTH
oncology appraisals process, a patient group can only contribute if they receive
funding from more than one health technology developer and no single health tech-
nology developer should provide more than 50% of the group’s operating funds
(CADTH-pCODR 2015). However, this may be a disadvantage for rare disease
groups where there may be only one technology developer. SMC does not prohibit
any patient group from submitting information, instead it presents the percentage of
overall funding the patient group has received from the pharmaceutical industry
(with specific information about whether funding was received from submitting
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company). This allows committee members to form their own judgement regarding
the perceived conflict (SMC 2016).

Whatever process is used for patient input, the concepts of fairness, transparency
and accountability suggest it is important to summarise patient input in an HTA
report and indicate its influence on the final recommendations.

6.6 Discussion

This chapter shows how HTA bodies harness patient knowledge via patient input
processes, encouraging patients and patient representatives to participate as
experienced-based experts (Boivin et al. 2014). Patient input may not have the sci-
entific rigour of research, but those providing input need credibility (ability to con-
tribute knowledge that is considered valid and relevant and will result in mutual
learning and generation of new solutions) and legitimacy (to speak on behalf of
people affected by health services) of participants (Boivin et al. (2014). However, it
must be recognised that there are also concerns about patient input processes and
their requirement for a very specialist form of patient to contribute (Chap. 3).

The barriers and enablers to patient participation in HTA (Chap. 5) are particu-
larly relevant to patient input, as the burden of input is on the patient group and
patient. This is confirmed by a study in Australia that notes the barriers to patient
input of poor communication, lack of transparency, unworkable deadlines, inade-
quate representativeness and timing of input (Lopes et al. 2015).

To continuously improve patient input practices, we need to find ways to evalu-
ate the difference it makes, taking feedback from all those involved: patients, patient
groups, HTA staff and HTA advisory groups and committees. Furthermore, HTA
bodies need to collaborate with one another and other bodies (such as regulators and
health technology developers) to ensure information about patients’ experiences is
shared and that patient input is focussed on issues that will really make a difference
to an individual HTA.

Patient input is not intended to substitute research into patient aspects, which is
likely to place much less burden on patients and does not require the creation of
expert patients who understand HTA. Instead, patient input is a mechanism of par-
ticipation that provides opportunities for constructive dialogue and shared learning
between all those involved in HTA, to help HTA bridge the gap between evidence
and decision-making.
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Chapter 7
Discussion: Attending to Values and Quality
of Patient Involvement in HTA

Vikki A. Entwistle and Stacy M. Carter

7.1 Introduction

This chapter discusses Part I of this book, which has provided an introduction to
the history and development of HTA and to the various rationales for, and forms
of, patient involvement within it. One of the points that recurred in the introductory
chapters was the sense that patient involvement in HTA is ‘still contentious’ to some
people (Sect. 5.4), and in part because of concerns such as ‘scientific debate gets
softened by inclusion of patients’ perspectives’ (Table 5.1), and patient involvement
is ‘a potential hazard in achieving independent evidence-based decisions’ (Sect. 3.1).
To address these concerns effectively, we suggest it will be important both (1) to
identify, challenge and avoid perpetuating any unfounded assumptions or faulty rea-
soning that might lie behind them and (2) to ensure that advocates of patient involve-
ment in HTA avoid overstating its merits, acknowledge variability in its quality and
promote the most robust and defensible approaches. In what follows, we offer a few
suggestions to support both kinds of endeavour. We do this in the interests of ensur-
ing that, moving forward, patient involvement is discussed and developed in ways
that not only fulfil its advocates’ aspirations that it will improve HTA but that can
also convince those who are currently sceptical about its value. Our comments apply
primarily to patient involvement in assessments of particular health technologies
rather than in HTA policy or the development of HTA processes more generally.

V.A. Entwistle (<)

Health Services Research Unit, University of Aberdeen,

3rd Floor, Health Sciences Building, Foresterhill, Aberdeen AB25 2ZD, UK
e-mail: vikki.entwistle @abdn.ac.uk

S.M. Carter
Centre for Values Ethics and Law in Medicine, Medical Foundation Building, K25,
University of Sydney, Camperdown, NSW, 2006, Australia

© Springer Nature Singapore Pte Ltd. 2017 81
K. Facey et al. (eds.), Patient Involvement in Health Technology Assessment,
DOI 10.1007/978-981-10-4068-9_7


mailto:vikki.entwistle@abdn.ac.uk

82 V.A. Entwistle and S.M. Carter

Recognising that ‘patient involvement’ and associated terms are used to refer to
various things and in confusingly inconsistent ways, we follow the editors’ stipula-
tion that in this book, ‘patient involvement in HTA’ will be used as an umbrella term
for two main types of activity: the use of ‘patient-based evidence’ and more direct
‘patient participation’ in HTA processes.

7.2 Tackling and Avoiding Overgeneralisation

Perhaps the most obvious form of faulty reasoning about patient involvement to be
tackled and avoided is overgeneralisation. It is clear from the chapters in Part I that
people with diverse and multiple experiences and social positions can be counted
among the patients who might be involved (Chap. 3), that there are diverse forms of
‘patient-based evidence’ that can be introduced into HTA in diverse ways (Chap. 4,
Parts II and IIT) and that diverse forms of more direct patient participation, including
various kinds of ‘patient input’, can be used across a range of HTA activities (Chaps.
5 and 6 and Part IIT). These all have a number of context-sensitive strengths and
weaknesses, so generalisations about patient involvement can very quickly become
inappropriate.

The contingency of some experiences with and ‘impacts’ of patient involvement
also needs to be recognised. Critics should not be able to use particular historical
examples, for example, of some patient groups being unwilling to consider chang-
ing their views in the light of research evidence about the effects of a technology or
of patients’ perspectives having contributed to particular decisions that subsequently
had problematic implications (Chap. 3), to jump with faulty inductive reasoning to
the conclusions that all examples of patient involvement will have such problems.
But similarly, advocates of patient involvement should not rely on examples in
which particular forms of patient involvement have contributed highly distinctive
and useful insights to an HTA to imply that such positive contributions will be so
clearly evident whenever those (or other) forms of patient involvement are used.

7.3 Recognising HTA as Inherently Value-Laden
Even in the Absence of Patient Involvement

The concern that patient involvement is a hazard in the pursuit of good HTA seems
to rest to some extent on the idea that without patient involvement, HTA would be a
value-free scientific endeavour—or an endeavour in which decision-makers other
than patients could readily and sure-footedly adopt the right values. This kind of
thinking seems to stem from utilitarian and technocratic interpretations of the basic
idea that the purpose of HTA is to ensure that when questions are asked about
whether and how particular technologies should be introduced into or continue to be
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used within health systems, the answers are informed by systematic assessments of
the health benefits, harms and costs of using those technologies. A utilitarian inter-
pretation of this is that HTA should help ensure that health systems provide the
maximum (health) benefit, with the minimum possible attendant harm, within avail-
able resources. A technocratic interpretation then assumes that these goals can be
achieved using standardised methodologies such as cost-effectiveness analyses
based on the results of randomised controlled trials of the technologies of interest.

However, there are several reasons to believe that these utilitarian and techno-
cratic interpretations are insufficient. First, there are questions to be asked about
what should count, and as how significant or weighty, as a ‘(health) benefit’, ‘harm’
or ‘cost’. Answers to these questions are, of course, value-laden. And although there
are some strong areas of consensus at a general level (e.g. that reducing the burden
of disease or illness is beneficial for health), the labelling and valuation of particular
biomedical states and experiences as examples of disease or illness are often con-
tested, and technologies often impact on several of these simultaneously and in
different ways for different population subgroups and individuals. Evaluative
research, including scientific studies of clinical and cost-effectiveness, has a norma-
tivity built into it, even if that normativity is implicit (Molewijk et al. 2003).

Secondly, other values, for example, transparency in policy decision-making,
fairness in resource or benefit allocation and support for personal autonomy, can
also be held to be important in society. Some stakeholders reasonably expect that
HTA (in its processes and/or its outcomes) should reflect and reinforce commit-
ments to these or other additional values—although again there is room for debate
about which values, how they should be interpreted and how they should be consid-
ered in relation to each other when it is not possible to fully realise them all (Chap.
2).

Value judgements are integral to and pervasive of HTA, as has been very well
argued by Hofmann and colleagues (Hofmann et al. 2014). We suggest it is further
important to recognise that HTA is a value-laden enterprise whether or not patients
are involved. Highlighting this could be one of the most important contributions
and, indeed, strategies of the patient involvement movement. Once the value-laden
nature of HTA is acknowledged, the field of values that is recognised as relevant can
be expanded, and the need to attend to the perspectives of patients and other stake-
holders (including citizens) should become more apparent.

7.4 Looking Critically at Approaches to Patient Involvement
in HTA

In the inevitably value-laden process of HTA, patients are legitimate stakeholders.
Writing on patient involvement should—it seems to us—start from and reflect this
assumption. But this does not mean that every possible approach to or instance of
patient involvement will contribute equally well as stakeholder participation, to
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good HTA or to the broader fulfilment of the purposes of participation and/or HTA
in society. As Hansen and Street indicated in Chap. 3, there is a clear need for
humility about what patient involvement can achieve and for ongoing research and
development to help improve it.

It was noted in Chap. 1 that there has been a tendency in recent years to reduce
the scope and scale of assessments of particular health technologies and to rely on
more direct forms of patient participation, rather than reviewing and using ‘patient-
based evidence’. We agree that this is worrying because it seems likely to signifi-
cantly reduce the quality of patient involvement in HTA overall. Assuming a
reasonable range of research studies have been conducted among people with the
health conditions of interest, a careful review of these is likely to uncover a more
diverse range of experiences and views than it might be reasonable to expect a few
patients, or even patient advocates, to be familiar with.

A reliance on relatively direct forms of patient participation can make it particu-
larly difficult to integrate particular patients’ inevitably partial perspectives on a
health condition or technology within a broader assessment of the relevant issues.
The appropriateness of particular approaches to such integration will, of course,
depend on who participates, under what circumstances and how. There are, how-
ever, likely to be a number of uncertainties and value tensions to be faced by HTA
staff and committee members as they strive to develop a well-rounded knowledge
base and appreciation of what might matter and why to key stakeholders. For exam-
ple, HTA committee members will often be aware that health technology developers
and others who might profit from the widespread use of a particular technology seek
HTA support for its use. They know that to that end, they will often identify patients
whose experiences are particularly likely to encourage a decision in favour of their
technology and encourage and support them to provide input or otherwise partici-
pate in an HTA process. When these committee members hear or otherwise experi-
ence patients’ input or participation, they need to bear this in mind. It would be
inappropriate to dismiss these patients’ accounts completely: there is a need for
HTA staff and committees to try to understand what matters from patients’ perspec-
tives, and submitted accounts and comments will often be based on experiences that
are deeply felt and personally important. Staff and committee members must, how-
ever, deal somehow with their recognition that participating patients are perhaps
carefully selected and accounts presented to suit one set of interests and that, of
course, participation can be limited in other ways. The appropriate use of patient
participation is far from simple.

A recognition of the limitations of contributions made by direct forms of patient
participation does not need to imply a disrespect of the people on whose accounts
they are, just that an awareness that there can be constraints and other influences
that tend to limit and shape what can be seen from particular positions. One combi-
nation of influence and constraint that seems particularly important at the moment
is relevant to technologies to screen for and diagnose cancer. When people who live
in a society with a strong culture of emphasising the importance of catching and
treating cancer early experience a cancer, they are understandably likely to speak in
favour of more sensitive screening and diagnostic technologies for detecting that
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cancer. They cannot personally and directly recognise the overdiagnosis and over-
treatment that such technologies might lead to, because these are often only evident
from analyses of population level data. Thus, unless they have engaged with such
analyses, these patients are unlikely to know or speak against interventions that
could harm them.

The limitations of what can be seen from particular positions will also affect the
insights that can be generated by research into patients’ experiences, so it is impor-
tant that these limitations are considered critically when that research is reviewed as
well. One of the advantages of including rigorous reviews of such research within
HTA processes is that critical questions, for example, about which questions the
research set out to answer and how its design and execution might have influenced
the completeness and robustness of its answers, can be (required to be) more explic-
itly considered. Reviewers (who might include or otherwise be sensitised by people
with relevant experience as patients) can consider, for example, which patients were
and were not included and how the ways they were recruited, observed or ques-
tioned and interpreted might have shaped what was reported about their experiences
and perspectives. This form of patient involvement can be strengthened by the use
and development of methodological traditions for distinguishing better quality from
poorer quality work and input for all kinds of research—not just that which has
tackled questions of clinical and cost-effectiveness.

7.5 Considering Talk About ‘Patient-Based Evidence’

The phrase ‘patient-based evidence’ appears to us to have some potentially unhelp-
ful features and implications. The appeal of adopting the term in connection with
HTA is understandable as since the rise of ‘evidence-based medicine’ it has become
rhetorically powerful to refer to ‘evidence’ when shoring up a decision or action.
There are reasons for caution, however. The (over)use of the term ‘evidence’ as a
near synonym for ‘research’, and the (over)simplistic equation of ‘evidence based’
with ‘justified’ or ‘good’, means the word now often fails to differentiate between
what is more and less useful and so can seem rather hollow. The relationship
between ‘evidence about x’ and ‘evidence for doing y’ is not always completely
clear and straightforward, and the tendency for ‘evidence’ to be associated in health
service contexts with particular kinds of ‘science’ also runs the risk of obscuring
rather than encouraging openness about the values at play in research studies.

The distinction that is sometimes drawn between effectiveness research ‘evi-
dence’ and ‘patient-based evidence’ is also not as clear-cut or significant as it might
first seem. Good quality effectiveness research should arguably always reflect out-
comes that matter to patients, and some of these will be patient reported (in which
case the effectiveness research will fulfil the criteria stipulated in Chap. 4 for
‘patient-based evidence’).

There is also a danger of encouraging an assumption that patients will or should
attach more weight to ‘patient-based evidence’ than to the research it is contrasted
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with. We think it is important to recognise that the effectiveness and affordability or
otherwise of health technologies for addressing their problems usually matter a lot
to patients and perhaps especially for influencing societal decisions about the avail-
ability and use of particular technologies. Setting information about clinical and
cost-effectiveness apart from [other] patient-based evidence potentially implies
more of a division between patients’ and others’ concerns than is useful.

7.6 Concluding Remarks

We hope we have made it clear that, like other authors in this volume, we strongly
endorse the need to recognise and consider how to integrate the perspectives of
patients as well as those of citizens, health professionals and other experts, in impor-
tant decisions about the use of health technologies in health systems and societies.

In a book about patient involvement in HTA, it makes sense to focus attention on
how and how well patient involvement can contribute to HTA. However, a reorienta-
tion to a focus on the broader questions of how and how well HTA can incorporate
the value concerns and insights of all legitimate stakeholders, including those of
patients and citizens, might be more helpful for moving debate and action forward.
Reminders that HTA is an intrinsically value-laden endeavour can bring more of the
challenges of the endeavour into view. HTA requires the identification, critical anal-
ysis and defensible synthesis of a plurality of value concerns and insights relating to
a potentially diverse array of relevant questions that are interlinked in complex
ways. This can’t be achieved by ‘purely’ technical means, and it might not be real-
istic to expect it to yield a singular universal recommendation about the use of a
particular technology. Taking the perspectives of multiple stakeholders, including
diverse patients, seriously may in the end require greater flexibility to be built into
the recommendations made by HTA agencies. This may further complexify HTA
processes, but could bring them closer to ‘recognis[ing] what is best for all patients
across the board’ (Sect. 3.1).
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Chapter 8

Patients as Collaborative Partners in Clinical
Research to Inform HTA

Maarten de Wit and Laure Gossec

8.1 Introduction

This chapter introduces the concept of patient research partners (PRPs) in clinical
research and presents recommendations to support PRPs that have been developed
in the field of rheumatology. PRPs are encouraged to participate throughout the
research process because their experiential knowledge is valued. For this collabora-
tion to be fruitful, all participants in the research process should agree to principles
of trust, respect, transparency, partnerships, communication, diversity, confidential-
ity and co-learning to support patient involvement in research. On this basis, recom-
mendations are presented that relate to the role, research phases, number, recruitment,
selection, support, training, acknowledgement and reporting of PRPs. This provides
guidance that can help researchers and PRPs in a variety of clinical research settings
such as grant assessment, agenda setting, designing and conducting a clinical study
of a health technology, development of a disease-specific core outcome set including
endpoints relevant to patients, patient-reported outcome measures and dissemina-
tion of findings, all of which are highly relevant to HTA processes.

National initiatives, such as INVOLVE in the UK (INVOLVE 2016), the
Strategy for Patient-Oriented Research in Canada (ISPOR 2016) and the work of
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the Patient-Centered Outcomes Research Institute (PCORI, Chap. 30) in the USA,
demonstrate how public funders of clinical research have been developing their pro-
cesses to ensure that researchers work with patients in the design and conduct of a
clinical trial. More recently, health technology manufacturers have started to explore
how they can work with patients to improve the relevance and efficiency of clinical
trials within the legal constraints placed upon them about interactions with patients
(Chap. 33). Alongside this, there has been increasing recognition that patients must
influence the design of clinical studies to ensure they meet the needs of HTA.

Case studies and systematic reviews indicate that, in the past, there has been
some consultation with patients to provide input to clinical research (Shippee et al.
2015; Boote et al. 2012). Examples of more extensive collaboration with patients
in particular phases of a study have also been reported, for instance, developing
research agendas (Abma et al. 2014), developing research protocols (Wilson et al.
2015) or dissemination (Gagnon et al. 2009). But what do we know about patient
participation throughout the research cycle? How can researchers enable patients to
provide meaningful contributions to each phase of research? The recommendations
presented in this chapter provide practical guidance on how patients can be included
as research partners in clinical research and have relevance for both health technol-
ogy developers and HTA bodies.

8.2 Patient Research Partners

Since the beginning of the century, the role of patients in clinical research has grad-
ually become more influential. The role of passive research subject has evolved into
that of patient reviewer, patient advisor and PRP. The latter role should be clearly
distinguished from that of study participant who gives informed consent and enters
a clinical trial to donate blood or tissue or fill out a questionnaire. Collaboration as
a PRP implies equal partnership and a direct dialogue between the patient and the
researcher. Here, PRPs are expected to also perform managerial and oversight roles
(Dudley et al. 2015). The distinction between both roles demarcates the difference
between doing research to, about or for patients and doing research with patients
(Staniszewska et al. 2012).

In rheumatology, the concept of PRP was introduced by Outcome Measures in
Rheumatology (OMERACT) (Hewlett et al. 2006), an international organisation
that develops core outcome sets and core measurement instrument sets for clinical
trials. Since 2002, PRPs have been involved in identifying new domains that are
important for patients and assessing measurement instruments for content validity
and feasibility (e.g. burden for patients). In 2007 the European League Against
Rheumatism (EULAR) adopted the concept of PRPs to support patient-researcher
partnerships in the development of disease management recommendations. At that
time, patients and researchers expressed a lack of knowledge and skills on building
such partnerships. This prompted EULAR to formulate a set of practical guidelines
that could direct and support participants to collaborate in the context of
management recommendation development (de Wit et al. 2011). More recently, also
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OMERACT formalised PRP involvement by publishing practical recommenda-
tions, including a set of three overarching principles for patient involvement
(Cheung et al. 2016).

OMERACT Overarching Principles for Participation of PRP

* OMERACT values the experiential knowledge of PRPs as critical to out-
come research.

* Engaging PRPs as integral participants throughout the research process is
a fundamental OMERACT principle.

* All OMERACT participants subscribe to the principles of trust, respect,
transparency, partnerships, communication, diversity, confidentiality and
co-learning with respect to patient involvement in research.

The purpose of PRPs is to provide the experiential knowledge of the impact of an
illness and use of the health technology on daily life and to ensure that the perspec-
tives of patients are preserved throughout the research process. A PRP operates as an
active and equal member of the research team. A PRP can be called an expert patient
when representing a patient organisation or when they are able to present a wider
perspective on the disease, going beyond their individual experience. For some condi-
tions, parents or caregivers can take on the role of a PRP. PRPs can contribute per-
spectives about their illness in different ways, being on a patient panel, patient
reference group or guideline working group (Pittens et al. 2013) or as a member of a
research steering group or Scientific Advisory Board (Teunissen et al. 2013). They
can take responsibility for providing patients’ perspectives in setting research priori-
ties, research design, reviewing literature, recruitment methods, collecting data, anal-
ysis and interpretation of findings and dissemination. In addition, it is their duty to
ensure that patients’ perspectives are not lost at any stage of the research by providing
these perspectives whenever appropriate or suggesting methods to capture these per-
spectives, for example, by suggesting consultation of a wider group of patients
through a survey, interview, focus group or mixed method study. We believe that the
added value of PRP participation outweighs potential risks and disadvantages but
recognise that patients must be supported to contribute fully as partners in research.

Potential Tasks of PRPs in HTA

e Identifying questions and unmet needs that are important for patients to
inform HTA agenda setting

* Promoting incorporation of patients’ perspectives through existing litera-
ture or initiating new qualitative studies

* Considering ethical issues in HTA

* Critically reviewing of evidence

e Identifying and prioritising outcomes that are important for patients

 Identifying eligible target groups or subgroups
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* Advocating the interests of minorities and difficult to reach groups and
encouraging researchers to make additional efforts to incorporate their per-
spectives (e.g. through home visits)

* Demonstrating the short- and long-term real-world implications of an
intervention

* Assessing the burden of treatment options in daily life

* Providing the local context of health delivery

e Advocating access to appropriate interventions

* Supporting dissemination of findings to lay audiences (for instance, by
writing lay summaries or giving presentations)

8.3 EULAR Recommendations for Collaboration

The EULAR recommendations for PRP collaboration address some of the chal-
lenges of patient participation identified in Chap. 5 and provide support to research-
ers as well as PRPs to help avoid risks of bias and other pitfalls.

8.3.1 Role

Participation of patient research partners is strongly recommended for clinical
research projects and for the development of recommendations and guidelines and
should be considered for all other research projects.

How patient involvement is implemented in research depends on the objectives
of a study and the health system in a particular country. Ideally, meaningful patient
involvement implies combining patient contributions through various consultation
methods and direct participation in the research team (such as in the example in
Sect. 8.3.3). Creating opportunities for an open dialogue between patients and
researchers and building sustainable relationships can be time-consuming and
demanding for both PRPs and researchers. Therefore, depending on the intensity of
the agreed tasks and responsibilities, a watchful eye should be kept to balance what
is desirable and what is feasible.

8.3.2 Research Phases

Participation of patient research partners should be considered in all phases of the
project to provide experiential knowledge, with the aim of improving the relevance,
quality and validity of the research process.

In the past 10 years, PRPs have been involved in many research phases (Shippee
et al. 2015). They have enriched research agendas with themes that are relevant to
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patients (Abma et al. 2014) and contributed to drafting research calls, formulating
research questions, developing treatment recommendations, reviewing grant appli-
cations and supporting dissemination and implementation.

Although the form and timing of involvement may be adapted to the scope of
the project, it is recommended that involvement of PRPs should start as early as
possible. Studies have demonstrated that involvement of PRPs in trial design fre-
quently leads to choosing endpoints more relevant to patients, more user-friendly
instruments and procedures and valuable suggestions for improving recruitment
rates (Haywood et al. 2014; de Wit et al. 2013).

8.3.3 Number of PRPs

A minimum of two patient research partners should be involved in each project.

In general, it is strongly recommended to involve more than one PRP in aresearch
project (de Wit et al. 2011; Cheung et al. 2016). This ensures multiple views from
patients during meetings and continuity in the event of a relapse in illness or drop-
out of one of the PRPs. It also creates opportunities for prior consultation or prepa-
ration (de Wit et al. 2011). In OMERACT it has been agreed that the research
leadership takes responsibility for appropriate representation of patients’ perspec-
tives in the research project.

The primary task and responsibility of the PRPs is to help a research team think
through the design and conduct of a study. Based on their personal experience with
the disease and what they know about fellow patients, they may suggest phases
where the perspectives of patients are relevant and advise on ways to obtain those
perspectives. It is not the responsibility of the PRPs to guarantee representativeness.
One or two PRPs on a research team or steering committee cannot represent all
perspectives of the entire target population. The perspective of patients is heteroge-
neous as a result of age, gender, social-economic status, cultural background, dis-
ease duration and severity and other factors. Therefore the participation of PRPs
should be complemented by other forms of patient involvement to enhance diversity
and validity of the patients’ perspectives (Legare et al. 2011). In the example below,
the research team took responsibility for the integration of different forms of patient
involvement in the development of the EULAR Psoriatic Arthritis Impact of Disease
score (PSAID) (Gossec et al. 2013; De Wit et al. 2015a; Kirwan et al. 2016).

Example of Full Patient Participation in Clinical Research: The
Development of a Patient-Reported Outcome in Psoriatic Arthritis

In the development of the PsAID, a disease-specific patient-derived quality of
life instrument for psoriatic arthritis, patients were involved in various steps
of the participation ladder. The involvement of patients as study participants
in a domain prioritisation exercise and in the validation phase was comple-
mented by involvement as advisors in a series of cognitive interviews in ten
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countries and as collaborative partners in the overall research team. In the
latter role, ten PRPs participated in two international face-to-face meetings
and contributed to the:

 Identification of domains of impact important to people with psoriatic
arthritis

e Definition and phrasing of items

» Translation of the draft questionnaire into the national language

 Interpretation of findings from the validation study

e Choice of recall period

e Number of the items

* Format and anchors of the instrument

All patient research partners who agreed became co-authors of the final
PsAID publication.

Finally, two expert patients were member of the steering group of the
project.

8.3.4 Recruitment

Identification of potential PRPs should be supported by a clear description of
expected contributions.

The initiative for PRP recruitment lies with the investigator, who preferably con-
tacts the appropriate patient organisation and provides a clear job description clari-
fying expectations and benefits of involvement. Not all diseases have patient
organisations and only a few have established networks of trained PRPs. For this
reason, some research teams have to find alternative recruitment strategies, for
instance, through patient magazines, health professionals, national patient umbrella
organisations or established virtual networks such as ‘Patients in Research’ (UK) or
‘Patients Like Me’ (USA). EULAR recruits PRPs through national patient member
organisations, while OMERACT prefers to identify PRPs through the clinics of
physician-researchers. The latter are often best situated to assess the competences of
potential patients for taking on the PRP role.

All strategies involve risk of bias and have pros and cons that depend on the
research context and objectives of the patient involvement. For instance, in the
phase of fund-raising, the formal endorsement of a research study by a well-known
patient organisation is important, while in the elaboration of a disease-specific qual-
ity of life instrument, the contributions of individual PRPs are important.

Studies have demonstrated that it is effective to discuss mutual expectations on
contributions and the level of participation prior to a research project (Abma et al.
2009). This will help the researcher to create a realistic picture of the required time
investment, frequency of meetings and tasks of the PRP. Conversely, the same is
true for patient representatives’ expectations in terms of research outcomes and
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collaboration with the investigator which should be shared with the investigator.
Importantly, both parties should participate in this discussion on the basis of equal-
ity and clearly specify their limits and possibilities.

As investigators and PRPs develop their thinking as a project proceeds, and
needs and expectations may evolve as well, it is wise to evaluate the collaboration at
regular intervals. Does the investigator provide sufficient information and support?
Is the PRP not over- or underburdened and will there be a follow-up to this research
project? It can also be useful for patient organisations and investigators to use the
evaluation outcomes internally to adjust and improve their procedures, support and
policies.

8.3.5 Selection

The selection process of patient research partners should take into account com-
munication skills, motivation and constructive assertiveness in a team setting.

Over the years, we have learned that PRPs should not only be selected for their
experiential knowledge or membership of a patient organisation but also for their
competences to collaborate in a team setting. Some researchers may argue that
selection for language skills, affinity or knowledge of clinical research and the abil-
ity to travel and communicate with professionals will only attract highly educated
patients that are not representative for the patient group under study (van de
Bovenkamp 2010). Although it is true that PRPs are not representative for the entire
patient population, the fact that strict selection may indeed constitute a risk of bias
is no argument to relinquish PRP involvement. Diversity of patients’ perspectives
should be captured through the use of appropriate research methods, and educated
PRPs form an additional source for the research team (Mayer 2012).

Researchers should know that various forms of participation require various
competencies and skills and should select PRPs in accordance with their expected
role and tasks. Generally, the advice for researchers who start with PRP involve-
ment for the first time is to start small and to identify two or three patients from the
own institution that might be interested in clinical research. During an introduction
meeting, a draft research proposal can be presented followed by an exploration
among the patients for their potential interest in the study and level or intensity of
involvement.

8.3.6 Support

The principal investigator must facilitate and encourage the contribution of patient
research partners and consider their specific needs.

The responsibility of the investigator to enable PRPs to contribute to research in
a meaningful way is crucial (Nierse et al. 2012; Hewlett et al. 2006). The investiga-
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tor should provide timely and individualised information and ensure an open and
safe atmosphere during meetings (Elberse et al. 2010). The type of support may
vary from using understandable language and explaining difficult terms or concepts,
asking open questions and inviting patients to share their perspectives to writing lay
summaries, arranging access to libraries or medical databases or taking care of
logistics. Depending on the role and project, the PRP may be offered a job descrip-
tion or formal contract, outlining issues such as responsibilities, confidentiality,
conflict of interest, available support and education. Sometimes the principal inves-
tigator may appoint a designated PRP supporter in the research team. To support
clinical trial teams with limited resources, the clinical trial research centre of the
University of Liverpool has started to develop a toolkit that provides resources for
planning, supporting, recording and evaluating patient involvement along the
research pathway (Bagley et al. 2016).

A realistic budget for patient involvement and prompt reimbursement of expenses
can also be regarded as support. PRP involvement requires time and money; costs
for travel, accommodation, attendance fees, out-of-pocket expenses or even com-
pensation for worked hours should be considered and subsequently realistically
budgeted. Compensation for the patient association should, on occasion, be included
to cover costs for recruitment, training and support. There is currently no standard
for what can be considered a reasonable compensation for the work of a PRP or
patient association. It depends on factors such as the PRP’s preferences and the
expected time investment, and it should be customised for each individual project
(De Wit et al. 2016).

Network of PRPs

EULAR has established a network of over 40 educated PRPs coming from all
parts of Europe and representing ten rheumatic conditions. They are involved
in a broad range of research activities varying from developing disease man-
agement recommendations and reviewing grant application to participating in
clinical research studies, committees of the European Medicines Agency
(EMA) and Innovative Medicines Initiative (IMI) consortia and dissemination
of findings. A designated coordinator at the EULAR secretariat ensures
appropriate matching of research projects and PRPs and organises support
and training if needed. Researchers and PRPs are provided with reference
cards for collaboration and a background brochure. PRPs are invited for bian-
nual training and evaluation meetings and alerted on training opportunities.
Seven members have participated in a medicine development training course
organised by the European Patients’ Academy (EUPATI). In 2016 two mem-
bers followed the first EULAR course on health economics in rheumatology.

In some countries, national organisations take on the task of supporting PRPs.
For instance, in the UK the National Institute for Health Research (NIHR) runs
induction meetings for public members who join advisory committees to help them
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integrate, understand their role and meet professional members. The NIHR also
provides a buddy system and organises networking events for public members to
meet fellow members to share experiences and provide support.

8.3.7 Training

The principal investigator must ensure that patient research partners receive infor-
mation and training appropriate to their roles.

Optimising PRP participation requires adequate capacity building. PRPs’ abil-
ity to provide constructive and competent collaboration cannot always be assumed.
For this reason, some institutes that foster patient participation in research offer
training. Also, EUPATT offers an intensive training programme for patient repre-
sentatives to understand the medicine development process (see Chap. 36).
EULAR provides annual evaluation and training days to the members of the
EULAR PRP network. Researchers are invited to present best practices of patient
involvement or to provide additional education on, for example, critical appraisal
of scientific articles or basic statistics. PRPs are encouraged to share experiences,
train communication skills and learn to deal with power imbalances within a
research team.

An important aim of the education is to make participants aware of the potential
strengths and limitations of the role of a PRP. They learn not only to appreciate the
value of personal illness and experiences of healthcare use, they also have to acquire
the competence to balance their personal preferences or personal interests against
other issues affecting research.

Researchers should also be taught the conditions for effective patient participa-
tion. It is often wrongly assumed that investigators have the required knowledge and
competences for PRP’s participation (de Wit et al. 2015b). In some countries master
classes or coaching programmes are offered to familiarise investigators with the
added value of patients’ perspectives and methods of participatory research (de Wit
et al. 2015b).

8.3.8 Acknowledgement

The contribution of patient research partners to projects should be appropriately
recognised, including co-authorship when eligible.

There are many ways, both material and immaterial, to acknowledge the contri-
bution of patients (see Table 8.1). Becoming co-authors or timely reimbursement
can be regarded as examples of nonmonetary methods of acknowledgement. PRPs
regularly express the lack of feedback from researchers on the value of their input
and how the researcher has incorporated their comments and suggestions in the
project. PRPs appreciate confirmation that their participation matters.
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Table 8.1 Examples of acknowledgement

Nonfinancial acknowledgement Financial acknowledgement

* Providing feedback on PRP input in a project or » Payment of a fee or a daily
manuscript allowance

* Inviting PRPs to co-chair a meeting or to report back | Facilitate conference or
from a breakout session symposium attendance

* Provide an opportunity to present patients’ e Making scientific information
perspectives at a symposium or conference accessible; providing access to

* Timely reimbursement of expenses online libraries and PubMed

* Mentioning the name of the PRP in an e Birthday present or gift voucher
acknowledgement box or offering co-authorship if * Providing childcare or caregiver
PRPs fulfil the International Committee of Medical fees
Journal Editors’ criteria for co-authorship e Providing a subscription to a

e Immediate information when a grant application is national or international
approved or if a manuscript is accepted rheumatology journal

* Invitation for the Christmas event of the department

* Providing a voluntary contract before the start and a
certificate after finalisation of the project

Although many patients are content with their voluntary role as PRP, the invest-
ment in terms of time and energy might become substantial and justify payment, in
particular for patients who have a job and have to take days off from work to partici-
pate in a research meeting. Some organisations have rules for financial compensa-
tion for PRPs who do committee work or research projects. The resource section on
the INVOLVE website (www.invo.org.uk) contains guidance and practical advice
on payment and other methods for recognising the time, skills and expertise pro-
vided by PRPs. EMA has developed rules for a daily allowance, and pharmaceutical
companies sometimes agree on a formal contract with PRPs paying a fixed rate per
hour.

8.3.9 Reporting

The nature of PRP involvement should be reported throughout the research process,
at least in the initial research proposal and final reports.

OMERACT encourages researchers to be explicit about the strategy of patient
involvement. The publication policy, including peer-reviewed scientific publica-
tions and lay summaries and articles targeting the general public, should be dis-
cussed with PRPs during team meetings.

In accordance with the Guidance for Reporting Involvement of Patients and
Public (Staniszewska et al. 2011), investigators are expected to report the intended
or implemented patient involvement in research proposals and scientific publica-
tions, both positive outcomes and any negative consequences. Requiring reporting
of patient involvement may avoid tokenism and enhance transparency of the
research. It will also stimulate mutual sharing of lessons learned, challenges and
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pitfalls and, by doing so, improve the systematic evaluation of patient involvement
in practice. Finally, funders of clinical research want to be informed about the added
value of patient and PRP involvement to legitimise their investments in this field.

8.4 Challenges

8.4.1 PRP Training and the Risk
of Pseudo-professionalisation

Chapter 3 raises concerns about the professionalism of patients and their role in
research. However, with the training opportunities offered by public research net-
works for patients seeking to become involved in research, it looks like the debate
about the potential risk of patients losing their experiential knowledge as a conse-
quence of being educated has come to an end in favour of the benefits of proper
education of PRPs. However, there is still the risk that patients become professional
researchers aligning easily with ‘real’ researchers (Dudley et al. 2015). More robust
knowledge is needed to examine what kind of attitude, knowledge and skills train-
ing is needed to become an effective PRP with maintenance of the unique value of
the authentic patient’s experiences.

Not only PRPs need training but also researchers have to learn the basic princi-
ples and accept the practical implications of PRP involvement in clinical research.
This is necessary because researchers are still reluctant to involve patients as col-
laborating partners. Partnership implies that control of some parts of the study
should be shared with PRPs and that flexibility is required, for instance, to include
new outcome measures that are important to patients although less frequently used
in clinical research. It might also mean that research questions need reformulation,
that inclusion or exclusion criteria need to be changed or that ways of administra-
tion or burdensome research protocols need to be adjusted to make them more
patient friendly. In this regard, the King’s Fund initiative has started a shared leader-
ship programme that explores training and development interventions to establish
collaborative relationships among professionals, patients and caregivers (Seale
2016).

Researchers may experience a lack of know-how or feel insecure about the
amount of freedom that payers or regulators allow them to address issues impor-
tant to patients. It is true that involving PRPs in the research process is time-con-
suming and may cause new dilemmas. Both researchers and PRPs should become
aware of the practical, moral and legal implications of participatory research.
Participants should also be taught the difference between the patient-health pro-
fessional relationship in the clinic and that of collaborating colleagues in the con-
text of research (Hewlett et al. 2006). This equal relationship is an essential
condition for the establishment of a genuine dialogue free of power or status
differences.
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8.4.2 Ethical Considerations

With regard to the legal framework of PRP involvement, we do not have much expe-
rience in the context of clinical research. Because PRPs are not approached as study
participants or respondents, uncertainty exists whether a researcher needs ethical
approval to include a PRP in the research team. Similarly, although the PRP will not
be exposed to any intervention, does the PRP have to sign a consent form?
INVOLUVE, in collaboration with the National Research Ethics Services, developed
a document, stating that people do not need ethical approval when they act as spe-
cialist advisers, meaning actively involved in planning or advising on research.
However, when a patient’s involvement results in direct contact with study partici-
pants, the ethics committee should be consulted (www.nres.npsa.nhs.uk). This
could be the case when PRPs take part in the conduct of research, for instance, by
co-moderating a focus group, coding interview transcripts or assisting in recruiting
by providing information to patients as a contact person. The principal investigator
should ensure that PRPs are formally certified or receive appropriate support and
supervision. Finally, does the PRP have to fulfil all the ICMJE! requirements
(ICMIJE 2015) to qualify for authorship of a peer-reviewed manuscript? In the
absence of a standardised approach, researchers are expected to make a fair choice
between an acknowledgement box or offering co-authorship.

We do not have experience of privately funded research undertaken by health
technology developers, but we feel that the recommendations presented here to sup-
port inclusion of patients as research partners would inform the growing interest in
‘patient-focused drug development’ as outlined in Chap. 33.

8.5 Conclusion

The EULAR recommendations can help researchers to involve patients in the
conduct of research, including development of successful recruitment strategies,
identification of patient relevant outcomes and dissemination of results. PRP
involvement requires an investment in time and commitment from the researcher.
Regular exchange of mutual expectations between PRPs and researchers is benefi-
cial and will prevent tokenism. Ensuring the representativeness of patients’ per-
spectives and in particular the role and added value of PRPs is still challenging. It
is one of the responsibilities of PRPs to help the research team to preserve patients’
perspectives throughout the different stages of the research process. They are not
on the team to guarantee the representativeness of the study in person because two
or three PRPs can never represent the perspectives of the entire patient population.
That perspective should be obtained through appropriate methods such as
literature reviews, patient surveys or qualitative research, for instance, narrative
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research, focus group or interview studies. PRPs can help researchers to improve
their recruitment strategy, explore the best endpoints for a trial or ask the right
questions in a focus group or survey in the right order. Future experiences will
teach us how collaborations between researchers and PRPs can be fruitful in the
research considered in HTA.
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Chapter 9
Developing Patient-Reported and Relevant
Outcome Measures

Kirstie . Haywood, Maarten de Wit, Sophie Staniszewska, Thomas Morel,
and Sam Salek

9.1 PROM Development

This chapter will examine good practice guidance for patient-centred approaches
towards PROM development. During the last decade, we have witnessed a paradigm
shift in how outcomes are measured from a more clinical, physician-oriented per-
spective to a more patient-focused perspective, which has led to the emergence of
the notion of patient-reported outcome (PRO). The concept of PRO seeks to under-
stand how patients feel, function and live their lives in relation to health challenges
and associated healthcare and is more encompassing than earlier terms, such as
patient global assessment, health status, quality of life or symptom checklists. In
this chapter, we argue that well-developed questionnaires, or PRO measures
(PROMs), which reflect patients’ perspectives, have the potential to provide valu-
able patient-based evidence in HTA. PROM development should engage with
patients as participants (US Food and Drug 2009) and increasingly as research part-
ners (Staniszewska et al. 2012; de Wit et al. 2013; Chap. 8) through all stages of
development. This promotes patients as the determinants of the key constructs
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underpinning the PROM. This approach will support a transparent and auditable
approach towards capturing patients’ contributions to the measurement of relevant
outcomes, thereby enhancing the face and content validity, relevance and accept-
ability of measures. In this chapter, we describe eight key stages in PROM develop-
ment (Fig. 9.1) and reflect on how patients can participate in this process.

9.2 Key Stages in Developing a PROM

9.2.1 Establishing the Need for a New Measure

Developing a new PROM is a costly and time-consuming activity. Initially in rela-
tion to a HTA, efforts should be made to select a measure already available for the
intended purpose, embarking upon development of a new measure only when there
is an unmet need.

Systematic reviews of PROMs’ availability, quality and acceptability are essen-
tial in supporting any decision to develop a PROM (Haywood et al. 2014a). If
PROMs are available, one needs to establish if they are ‘good’ enough for the
intended purpose, taking into consideration evidence of their development, rele-
vance and acceptability as outlined above, alongside evidence of quality (Haywood
etal. 2012; Terwee et al. 2007; Streiner et al. 2014) and consideration of their appro-
priateness for the proposed application.

9.2.2 Identifying Key Collaborators

From the beginning a new PROM should be developed with both the end users and
intended application in mind. Key considerations comprise by whom, when and how
the measure will be completed and who will receive the scores or analyses (such as
HTA bodies). A team of experts is required throughout the development process
including patient representatives, clinicians, clinical academics and measurement
experts. However, if the new PROM is intended for use also by device manufactur-
ers, health service or health technology developers and HTA bodies as the end users
who will receive the scores for strategic and reimbursement decision-making, their
representative should join the team of experts as additional stakeholders.

9.2.2.1 Core Research Team and Advisory Group
A small core research team, responsible for conducting the day-to-day research

activities, should seek to include measurement experts, clinical academics, clinicians
and patient research partners. A larger advisory group will include representatives



105

9 Developing Patient-Reported and Relevant Outcome Measures

juowdo[orap NOUJ Ul so3e)s Aoy T°6 “S1q

ay} jo Buiuuni Aep o} Aep 1o} a|gisuodsas — wes | yoseasay 8109 ysi|qels3 ‘g

INOdd paesieul
uo uoludo
dnoug Aiosinpy

jo Bunesw
0B} 0] 998} pIIY L

pasijeul NOdd MeN

Buipiom pue

aousipne jobie} Uy Ul NOYd Swiayl ‘surewop

I} U} JO UOIEN[BAS OL}OWOYDASd '8

dnoug Aiosin
aousipne 2 )

196.€)} BU} UI JUBWSULRI puR

Jo Bunesw aoey
0} 808} pU028S

Juswiauyal
Jayunj pue UoEPIEA JUSIUOD "9

juswdojanap
1deouod

SMaIAIBIUL uo uouido
Rt i ettt LE R o31uB0o 1| Buieid WOHd 'S
dnoig
Juswauyel Kiosinpy Jo
Jsyuny pue uonepifea uonos|es Bunssw soe}
Wieu0) :dnoin 1uswidojenap / uoneoyuap! Wwall s SR VNS ool 0} 908} 1514

aoualsyey Uadxg swsulyel urewoq « 1deou0o ;| Bueld NOHd ¥

SUIBWOP pUe SWwa)l Jundanig, 10 yiomawe.y
lenuajod - yyeay jo uonesienidasuo « |lenideouo) dojeneq ‘¢

INOHd
MaU Joj paaN ysiiqels3 |




106 K.L. Haywood et al.

from these same groups, with the addition of patient representatives, scientific organ-
isation representatives, sponsors of the research and relevant health technology
developer participants. In contrast to the core research team, the advisory group pro-
vides a more strategic oversight to the development of the PROM, commenting and
contributing on each stage of the PROM development process.

9.2.2.2 Expert Reference Groups

Two external reference groups may also be established. These include (1) an expert
patient reference group and (2) a professional expert group, both of whom will be
utilising the measures and the information arising in their decision-making. These
panels will be called upon at key stages in PROM development to comment on con-
tent, structure, format and appropriateness. An example of where these panels can
play a critical role is in helping to find a resolution for the tension that may occur
between the findings of the qualitative research (Stage 9.2.4) and the demands of the
psychometric evaluation (Stage 9.2.8) (Gossec et al. 2014).

9.2.3 Developing a Conceptual Framework

Defining what a PROM is intended to measure is a crucial but often overlooked and
poorly reported step in PROM development. Guidance has highlighted the impor-
tance of providing a clear conceptual framework of ‘what’ the PROM is intended to
measure (US Food and Drug 2009; Patrick et al. 2011a).

A first step is to understand the medical, or disease, model of an illness (US Food
and Drug 2009; Patrick et al. 201 1a; Victorson et al. 2014), for example, the biology
of the disease, associated symptoms and extent of impairment. This should underpin
an appreciation of any potential patient-reported symptom and associated illness
impact and hence the variables that may contribute to a developing biopsychosocial
model of illness.

The conceptual framework describes the overriding concept of health under-
pinned by ‘hypothesized relationships among items, domains and concepts mea-
sured’ (US Food and Drug 2009, p. 9). That is, the specific questions (items) or
groups of questions (domains) that should be considered for inclusion within a
PROM to reflect the aspects of health (concepts) to be assessed. In effect, the con-
ceptual framework is an ‘organising tool that summarises what has been found in
the literature and discussions with experts’ (Patrick et al. 2011a, p. 971). It informs
the developing topic guide for the qualitative research. Furthermore, it evolves as a
consequence of findings from the qualitative research providing a ‘blueprint’ of the
outcomes that really matter to patients with the target illness and hence the out-
comes that should be considered for inclusion in the developing PROM (Parslow
et al. 2015; Gorecki et al. 2010) (Fig. 9.2).
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Fig. 9.2 A conceptual framework to underpin a new PROM for assessing the health-related qual-
ity of life (HRQoL) of children with chronic fatigue syndrome/myalgic encephalitis (CFS/ME)

(Parslow 2016)

9.2.4 Crafting the PROM-I: Concept Elicitation, Item

Generation and Selection

Current guidance on PROM development stipulates the importance of transparency
in the data generation and analytical processes—creating a clear audit trail from
concept elicitation to final items (US Food and Drug 2009; Patrick et al. 2011a).
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9.2.4.1 Existing Measures

The content and focus of existing PROMs may contribute to both the developing
conceptual framework and the list of potential items. For most instances of new
PROM development, existing scales within the same disease or with a similar focus
are available and should be reviewed.

Organisations such as the Patient-Reported Outcomes Measurement Information
System (PROMIS) have established topic-specific ‘item banks’ (Health Measures
2016)—Ilarge numbers of items, or questions, derived from established measures
and qualitative research with patients, but whose association has been determined
by item response theory and hence form the basis of computer adaptive testing
(CAT) approaches to PROM administration (Reeve et al. 2007). Such item banks
can play a useful contribution to the development of new measures. For example,
development of the Headache Impact Test (HIT) group of measures was informed
by an item bank founded on several established migraine/headache measures and
clinical judgement (Bjorner et al. 2003). Initial testing revised and reformatted the
items and response formats to produce the CAT-HIT which has access to 54 items
within the HIT item bank; a short-form, standardised version includes just six
items—the HIT-6 (Kosinski et al. 2003).

9.2.4.2 Existing Literature

Systematic reviews and meta-syntheses of the qualitative literature can further assist
in understanding the lived experience of patients and identifying relevant outcomes,
contributing to the developing conceptual framework and item pool (e.g. Parslow
et al. 2016).

9.2.4.3 Experts: Defining the Sample

The extent to which participants are representative of the target population and con-
dition—considering variations in gender, age, disease severity and presentation—is
essential to concept elicitation and item generation, ensuring content relevance and
validity. For example, development of the EASi-QoL for Ankylosing Spondylitis
(AS) included qualitative data generated from in-depth interviews with 29 patients
and a UK survey of 462 patients (Haywood et al. 2010). Respondents identified the
most important areas of their life affected by AS, ensuring that priorities and values
representative of the wide spectrum of AS presentation and a broad socio-demo-
graphic mix contributed to concept elicitation and item generation.

Driven by changing global regulatory systems and HTA, it is increasingly rec-
ognised that for PROM data to have greater universality and relevance to a wide
range of cultures, patients from different cultures and settings should be involved in
item generation and selection. The result of such participation seeks to avoid
culture-specific words or phrases and concepts that would be difficult to reproduce
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cross-culturally. Models of PROM development which build in universality and
translatability from the start are increasingly observed. For example, development
of the PsAID questionnaire included 12 patient research partners from 12 European
countries who were active through all stages of PROM development; all were fluent
in English and had personal experience of psoriatic arthritis (Gossec et al. 2014).
Moreover, the domain selection and external validation of the developing measure
were further supported by an international cross-sectional study of 140 patients
from ten countries who were invited to rank the domains in order of importance.
Whilst it may not always be possible to achieve such integration, developers should
be cognisant of the importance of these issues.

Increasingly social media is utilised to contribute to item generation and further
development of PROMs. For example, an online forum of members of the hyperhi-
drosis patient organisation contributed to the generation of items for the
Hyperhidrosis Quality of Life questionnaire (HidroQOL) (Kamudoni et al. 2015).
Added benefits of this approach include the large number of international contribu-
tors, adding to the universality of the approach.

9.2.44 Qualitative Research

Rigorous qualitative research which seeks to better understand patients’ perspec-
tives and experiences is essential for concept elicitation and item generation so that
PROMs are comprehensive and relevant to the target population (Brédart et al.
2014). A range of qualitative methods including semi-structured interviews, focus
group discussions and modified Delphi surveys (Haywood et al. 2010; Gossec et al.
2014, Bartlett et al. 2012) can be used. However, this information is often poorly
reported by developers (Patrick et al. 2011a). Recent guidance has highlighted the
importance of transparency in both the qualitative approach and methods of data
collection (US Food and Drug 2009; Patrick et al. 2011a). Where, historically, such
qualitative exploration and analysis have been undertaken by academics or clinical
researchers, patients are increasingly involved in this process as patient research
partners (Gossec et al. 2014; Chap. 8).

9.2.4.5 Analysis of Qualitative Data: Quality Assurance in PROM
Development

Data analysis seeks to refine the large amount of qualitative data into a long list of
items that reflects the evolving conceptual framework in a manner that is transparent
and meaningful and which ultimately supports the allocation of scores to enable
quantification of the target construct. The data analysis should be both inductive—
discovering new patterns and themes—and deductive, that is, regarding the evolv-
ing conceptual framework (Patrick et al. 2011a).

The analysis consists of several steps. First, the accuracy of the transcribed audio
recordings should be checked to ensure preservation of the integrity of the generated
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data (Patrick et al. 201 1a; Golics et al. 2014). Data analysis seeks to use words and
phrases generated by participants to craft the evolving concepts, themes and sub-
themes of the conceptual framework. Several trained researchers, or coders, should
be involved in this process—working independently in the first instance, before dis-
cussing the developing themes to identify areas of consistency, inconsistency and
concept saturation, a process which is repeated throughout data analysis. The trans-
parent illustration of developing themes and codes, for example, on a thematic map,
may assist with communicating data pattern conceptualisation. The thematic preva-
lence of a concept, that is, the number of patients expressing a concept, can also
assist with item selection. For example, potential items were selected for the Family
Reported Outcome Measure (FROM-16), a population-derived measure of the
impact of illness on the partner or family members of patients, if mentioned by more
than 5% of interviewees (Golics et al. 2014). Recent examples of PROM develop-
ment have highlighted where patient partners, trained in qualitative data analysis,
have actively collaborated with experienced coders in this process (Chap. 8).

Guidance suggests that the process of documenting concept saturation should be
specified within the study protocol (US Food and Drug 2009; Patrick et al. 2011a).
To demonstrate that concept saturation has been achieved, first attention must be
paid to the representativeness of the population. Once this has been satisfactorily
achieved, good practice supports the continuation of interviews with some addi-
tional 10-20% of patients before confirming saturation (Golics et al. 2014; Salek
et al. 2016).

The use of computer-assisted qualitative data analysis software programmes, for
example, N'Vivo, facilitates the data management, the assessment of between-coder
reliability and the documentation of concept saturation and aids quality assurance
audits (Patrick et al. 2011a). Data analysis creates a model for the data that makes
the data understandable by the research team in the next stage.

9.2.4.6 Item Crafting: Generation and Selection

Once the analysis is complete, the core research team seeks to further refine the
conceptual framework, developing domains and subdomains from the defined
themes and subthemes and crafting specific questions, or ‘items’, with which to
populate an initial long-form version of the developing PROM. Item crafting seeks
to convert long, transcribed text into comprehensible, jargon-free, easy-to-read, spe-
cific and universal statements which link the essence of the patients’ experience
with the content of the developing PROM. The target concept and purpose of mea-
surement must be closely adhered to during this process (Patrick et al. 2011b);
clearly specified item selection criteria can assist in guiding the appropriateness of
developing items.

The large amounts of data generated at this stage often results in too many poten-
tial themes and associated items. The process of item selection is an iterative one,
during which multiple viewpoints should be considered and integrated—including
the qualitative data, the multidisciplinary team, patient research partners and meth-


http://dx.doi.org/10.1007/978-981-10-4068-9_8

9 Developing Patient-Reported and Relevant Outcome Measures 111

odological experts. An important challenge is to avoid losing the patient perspec-
tive, and strategies to ensure that the patient voice is retained should be considered.
For example, involving patients in the prioritisation of the most important themes
can assist in the process of refining the conceptual model and shortlisting items
(Gossec et al. 2014).

9.2.4.6.1 Recall Period

The appropriateness of the recall period, that is, the timeframe against which a
specified concept is considered, requires special attention. A range of variables
including the target population, objectives and frequency of assessment and the
content and frequency of an event may influence the appropriateness of the recall
period. Commonly used recall periods include ‘current time’ and shorter periods
such as the ‘past week’. For example, if the PROM is used in research scenarios
such as clinical trials, a recall period which captures an individual’s experience ‘at
the present time’ could be more appropriate.

9.2.4.6.2 Response Options and Scaling

The ability to communicate the subjective, qualitative experiences of the patient as
an objective, numerical value is a central tenet of PROM development. Selection of
an appropriate numerical scale with which to capture the patient experience is a
crucial step. A large number of response scales are available, including categorical
and adjectival, Likert-type, numerical rating and visual analogue scales (Streiner
et al. 2014; Patrick et al. 2011b).

The appropriate number of response options in a scale is driven by a balance
between accuracy and practicality. The greater the number of options will enhance
the ability of the patient to communicate their experience, thus enhancing precision
and discriminant validity, whilst also increasing reliability and responsiveness
(Streiner et al. 2014). However, a smaller number of response options improve prac-
ticality: good practice supports the adoption of between five and seven responses
(Streiner et al. 2014). The interval between each response option needs to be logical
and ‘equal’ so that there is a gradual progression from one end of the scale to the
other. Whilst there are other schools of thought that challenge this approach (e.g.
Andrich 2011), this continues to be a common practice as an initial attempt for scal-
ing of a newly developed PROM.

In arriving at the final score, for most PROMs, a simple summation of item scores
is often described. Dependent on the context in which the PROM will be used. For
example, at an individual or aggregate level, the final score can be represented either
as the actual score or as a percentage. For PROMs which may be utilised within a
routine practice setting, a further driver when considering the appropriateness and
acceptability of response scales is the ability to score the final PROM and provide
timely, interpretable and meaningful data to both clinicians and patients.
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9.2.4.6.3 Mode of Administration

Patient self-completion is the preferred format for PROM administration and is a
crucial consideration at the start of PROM development. However, there are
instances—such as for patients with cognitive impairment or for young children—
where proxy completion, such as by a caregiver, is essential (Haywood et al. 2014b).

9.2.4.6.4 Engaging with Experts

PROM development is an iterative process which requires several stages of drafting,
evaluation and further refinement (Patrick et al. 2011b). The potential suitability of
developing items and item stems, suitability of phraseology, recall period(s) and
response scales should be explored with members of the advisory group. Insight
from patients, experienced clinicians and measurement experts will help to refine
the items—seeking to group, merge, order or delete items and endorse or refine
domain development. This process will result in a long-form PROM suitable for
cognitive interviewing.

9.2.5 Crafting the PROM-II: Cognitive Interviews

This stage represents the last opportunity for significant revision to the PROM
(Patrick et al. 2011b). The focus of the cognitive interviews is to verify the rele-
vance, acceptability, comprehension and comprehensiveness of the new PROM
with participants’ representative of the target population (Brédart et al. 2014; Patrick
et al. 2011b; Hay et al. 2014). Four stages of cognitive processing should underpin
the interviewing process: comprehension, the process of making sense of the ques-
tion and developing a response; memory retrieval, the process of relevant informa-
tion to enable a response; judgement, the process to determine if memory retrieval
is accurate and complete; and response mapping, the process by which an appropri-
ate response option is selected (Tourangeau 1984; Patrick et al. 2011b; Gorecki
et al. 2012; Hay et al. 2014).

The two most commonly used interview techniques include ‘thinking aloud’,
where respondents express aloud their thought processes whilst answering the
question, and often followed by ‘verbal probing’, where respondents are invited
to retrospectively paraphrase or rephrase items (Christodoulou et al. 2008; Brédart
et al. 2014). Most authors describe several rounds of semi-structured interviews
during which the patient completes either a subset of items or the full PROM
(Haywood et al. 2010; Gorecki et al. 2010; Hay et al. 2014)—with both the patient
and interviewer highlighting items or aspects of completion which are judged to
be difficult or confusing, warranting further exploration. During this process,
interviewers should pay careful attention to both verbal and non-verbal respon-
dent clues. Whilst there is no standard approach for using cognitive interview data
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for PROM modification (Christodoulou et al. 2008; Gorecki et al. 2012), good
practice supports the exploration of results from each round with ‘experts’
(Haywood et al. 2010; Gorecki et al. 2012; Hay et al. 2014), for example, the core
research team or advisory group. Where significant revisions are made, subse-
quent interview rounds will be required. A summary report of the interviewing
process should highlight changes made to the PROM. The number of interviewees
per round varies, with total sample size estimates ranging from 7 (Leidy and
Vernon 2008) to more than 100 with three rounds of interviewing (Hay et al.
2014). The goal is to achieve consensus from a group of patients that the PROM
is appropriate.

The ability of patients with different literacy levels to accurately and adequately
complete the PROM is a key consideration at this stage of development (Streiner
et al. 2014; Petkovic et al. 2015). Sophisticated software—using readability formu-
las such as Flesch reading ease, FOG and FORECAST—is available with which to
evaluate PROM readability (e.g. Zraick and Atcherson 2012), providing a useful
adjunct to the cognitive interviewing process.

9.2.6 Content Validation and Further Refinement

Further exploration of the content validity of the developing measure seeks to ascer-
tain that the focus and emphasis of the measure is fit for purpose (Patrick et al.
2011b; Rothman et al. 2009). Developers have adopted different approaches in
seeking to establish PROM content validity. For example, the developers of the
HidroQoL (Kamudoni et al. 2014) and FROM-16 (Golics et al. 2014) utilised modi-
fied nominal groups. First, copies of the developing PROM and a content validation
questionnaire were sent to two expert panels—one formed of patients and the sec-
ond of clinicians. Participants were asked to rate the PROM for language clarity,
completeness, relevance and appropriateness of response scale using a 4-point
Likert scale for agreement. These groups then met separately to discuss the results
and reach consensus on proposed refinements. Agreement between panel members
was reported both quantitatively and qualitatively, supporting the process of content
validation and informing PROM refinement.

This process results in the final long-form version of the PROM which will be
evaluated in the target population.

9.2.7 PROM Evaluation: Item Reduction and Refinement
in the Target Population

Item reduction is an important next step in refining the long-form PROM (Streiner
et al. 2014). A preliminary psychometric evaluation should be undertaken using
both traditional psychometrics (classical test theory) (US Food and Drug 2009;
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Streiner et al. 2014) and modern psychometric methods such as Rasch measurement
theory (Hobart and Cano 2009) or item response theory (Streiner et al. 2014; Reeve
et al. 2007). The importance of this step is to realise a set of items contributing to
the measurement of the concept of interest and to elucidate on the internal structure
of the new measure.

9.2.7.1 Sample and Sample Size

The initial evaluation should be undertaken in a large, representative population of
patients with the target condition. Purposive sampling should be undertaken to
ensure that patients representative of key disease features, severity levels and socio-
demographic variables are included.

Sample size guidance for ‘new’ summated scales suggests a minimum of five to
ten subjects per item (Blazeby et al. 2002). For example, for a new measure with
several potential domains, the longest of which includes ten potential items, 100
patients will be required. The subject to item ratio is a frequently used method to
determine a required sample size to perform exploratory and confirmatory factor
analysis (E/CFA). However, guidance for sample size calculations for performing
EFA ranges from 2 to 20 subjects per item, depending on the nature of the data (i.e.
the stronger the data, the smaller the required sample size). Recent guidance from
COSMIN! supports a more conservative maximum number of seven subjects per
item or an absolute minimum total of 100 subjects (Terwee et al. 2012). Modern
psychometrics requires consideration of the impact of sample size on item fit statis-
tics which, when using polytomous data, are highly sensitive to sample sizes
(Streiner et al. 2014). In general, as large a sample size as possible is ideal (Streiner
et al. 2014), with a sample size of up to 250 recommended to produce a statistically
stable measure.

9.2.7.2 Analyses: Traditional and Modern

Traditional analyses should seek to establish preliminary evidence in support of the
acceptability, data quality (scaling assumptions) and internal structure of the mea-
sure. Modern psychometrics contribute to this understanding, with the addition of a
further exploration of scale targeting, item response, item fit and response bias to
further guide PROM refinement and identification of items with poor psychometric
properties which are considered for removal. These analyses and comparisons
between both approaches are further elucidated by Gorecki et al. (2013) (Table 1,
p 4-5). This will result in the final version of the PROM for which final, further
psychometric evaluation in the target population is required.

' Consensus-based standards for the selection of health measurement instruments
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9.2.8 Psychometric Evaluation of the Final PROM
in the Target Population

Finally, a comprehensive psychometric evaluation of the final version PROM is
required in a large, independent and representative population to confirm evidence
of quality, relevance and acceptability. The precision of the PROM depends on the
quality of the psychometric evaluation and the evidence of measurement properties.
Psychometric evaluations should include the following.

9.2.8.1 Reliability (Internal Consistency; Test-Retest; Measurement
Error)

Evaluation of reliability considers the degree of measurement error and is central to
the measurement process (Streiner et al. 2014). For example, poor reliability may
obscure the correlation of a measure with other measures in the assessment of con-
vergent validity. Similarly, a measure’s ability to detect change over time, respon-
siveness, is equally effected by poor measurement reliability. For multi-item PROMs,
both the internal consistency (inter-item correlations, item-partial total correlations
and Cronbach’s alpha coefficient) and test-retest reliability should be evaluated.
Measurement reliability is affected by the target population and setting in which it is
completed and hence should be re-established each time a measure is put to new use.

9.2.8.2 Validity (Internal Analyses and Analyses Against External
Criteria)

Evaluation of measurement validity seeks to establish evidence in support of the
proposed measurement construct. Although delineation is made between different
types of validity (content, criterion and construct), a unified perspective considers
all forms of validity to be encompassed by construct validity (Streiner et al. 2014).
Construct validity relates to the extent to which theoretically derived hypotheses
relating to the construct being measured by a PROM are supported by empirical
evidence. As there is no single ‘ultimate test’ for construct validity (Streiner et al.
2014), its assessment involves testing for various hypotheses relating to the relation-
ship between the underlying variable and the items of the PROM in different situa-
tions. Therefore, assessing PROM validity requires the testing of a number of
clearly specified hypotheses (Terwee et al. 2012; Mokkink et al. 2010).

9.2.8.3 Responsiveness (Criterion or Construct-Based Assessment)

The assessment of responsiveness, also referred to as longitudinal validity, requires
an external measure as a criterion for determining whether the patient’s condition
has changed, improved or deteriorated (Streiner et al. 2014). Establishing evidence
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of PROM responsiveness requires not only showing that a PROM can capture sta-
tistically significant changes (changes beyond chance) but more importantly that it
can capture minimal changes considered important by the patient (Mokkink et al.
2010). The hypotheses to be considered when testing the new PROM include:

1. If the new PROM can capture change in the group of patients experiencing mini-
mal but important change in the condition.

2. If the magnitude of change in patients with minimal improvement in their condi-
tion is greater than those with no change in their condition.

3. If change will be greater over the longer period in those patients receiving active
treatment.

9.2.8.4 Interpretability

The qualitative meaning of PROM scores is not intuitively apparent (de Vet et al.
2006); the credibility and usefulness of such data are dependent on interpretative
guidance and its appropriate use. The cross-sectional comparison of between group
‘differences’—also referred to as ‘minimal important difference’ (MID)—in scores
for clearly defined groups can facilitate score interpretation, for example, compar-
ing score differences between the general population and patients with inflamma-
tory rheumatic disease (Salaffi et al. 2009) or between groups categorised according
to mild, moderate or severe levels of impact of a condition (Hongbo et al. 2005).

However, interpretation of change scores is crucial to understanding if an indi-
vidual’s health has improved or deteriorated to an extent that warrants a change in
treatment. Two values are important in this context (de Vet et al. 2006): (1) the
smallest detectable change (SDC), a change that is greater than measurement error,
and (2) the minimal important change (MIC), ‘the smallest difference in score ...
which patients perceive as beneficial’ (Jaeschke et al. 1989, p. 408). Consensus is
lacking on the most appropriate evaluation of MIC, but both anchor-based—which
adopts an external anchor which specifies ‘minimal important’—and distribution-
based approaches are described (Crosby et al. 2003). Recent guidance emphasises
the importance of understanding meaningful change at the individual level (i.e. the
responder), recommending estimation of a ‘responder definition’ based on an
empirically derived minimally important change (MIC) (US Food and Drug 2009).

In addition, evidence which supports MID and MIC interpretation adds to the
robustness of the measure and its utility both at individual and aggregate level. For
example, HTA appraisal of PROM data for a new product compared with ‘standard
of care,” where MIDs are used to demonstrate a between group difference which is
important to patients, would be important evidence to facilitate reimbursement
recommendations in favour or against the product.

9.2.8.5 Acceptability and Feasibility

Evidence for practical properties including acceptability (relevance and respondent
burden) and practicality (completion time, cost, etc.) should also be documented.
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9.3 Concluding Remarks

Well-developed PROMs seek to ensure that research and decision-making better
capture patient-derived evidence about how they feel, function and live their lives,
often aiming to provide a standardised, relevant and acceptable assessment of this
experience. Good practice guidance recommends the use of both generic and
disease-specific measures in HTA evaluations. However, for many patients,
generic measures such as the EuroQoL. EQ-5D may lack relevance (Haywood
etal. 2016). In recent years, approaches that support the ‘mapping’ of scores from
disease-specific PROMs into utility values for the purpose of economic appraisal
and HTA evaluations have been developed (Longworth and Rowen 2013). This
has the advantage of moving away from utilising a generic measure alongside a
disease-specific measure, as has been a common practice. However, HTA appraisal
should use PROMs to assist in their decision-making for reimbursement and not
just to inform economic appraisal. Although the quality and quantity of life is
built in to cost-effectiveness analyses, it does not entirely reflect the impact of the
health technology on what patients can and cannot do. HTA should be more cog-
nisant of the value of PROMs in their own right—that is, in isolation from their
use in economic appraisal. The selection of well-developed, patient-derived
PROMs, developed in a way that reflects the key stages discussed in this chapter,
will support this and can provide high-quality, robust patient-based evidence to
contribute to HTA.
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Chapter 10
Discrete Choice Experiments

Antje Tockhorn-Heidenreich, Mandy Ryan, and Rodolfo Hernandez

10.1 Introduction

Discrete choice experiments (DCEs) were introduced into health economics in the
early 1990s to ensure a person-centred approach to economic evaluation. While
economic evaluation had focused on clinical outcomes, using measures such as
quality-adjusted life years (QALYs), DCEs valued broader aspects of care, includ-
ing how the care is delivered and non-health outcomes. DCEs are an attribute-
based measure of value. They can be used to address a range of questions faced by
decision-makers, including valuing patient experiences alongside clinical out-
comes, valuing health states and predicting uptake/acceptability of new services.
DCEs provide potentially useful information within a health technology assess-
ment (HTA) decision-making context — what characteristics (attributes) are
important, how important these are, trade-offs between characteristics, monetary
measures of value and predictions of take-up rates and acceptability of interven-
tions/medicines/services. This chapter provides an introduction to DCEs, sum-
marising the method and discussing how they can inform the HTA process. The
method is illustrated using a DCE within a HTA looking at surveillance of ocular
hypertension. We discuss methodological challenges within a HTA context and
areas for future research.
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10.2 Background

DCEs were introduced into health economics in the early 1990s to value aspects
of healthcare beyond clinical outcomes (Ryan et al. 2008; de Bekker-Grob et al.
2012). Their application has increased to address a broad range of questions faced
by decision-makers, including valuing patient experiences alongside clinical out-
comes, valuing health states and predicting uptake/acceptability of new services.
DCEs have also been shown to be informative within the HTA framework (e.g.
McCormack et al. 2005; Robson et al. 2009; Burr et al. 2012; Adams et al. 2015;
Morgan et al. 2015).

Interest in the use of DCEs has been increasing amongst decision-making
bodies. For example, DCEs are mentioned as a potential method to elicit pref-
erences in the guidelines of the Australian Pharmaceutical Benefits Advisory
Committee (PBAC) (Australian Government, Department of Health 2014). The
Institute for Quality and Efficiency in Health Care (IQWiG) in Germany
explored the application of DCEs to inform relevant endpoints of a technology
(IQWiG 2015) and initiated a pilot study to explore the application of DCEs to
the assessment of new technologies (Miihlbacher et al. 2016). In England and
Wales, the National Institute for Health and Care Excellence (NICE) accepts
the need to move to monetary measures of value (which can be generated from
DCEs) in the evaluation of public health interventions (NICE 2012). A
European initiative involving industry, HTA bodies and the European Medicines
Agency (EMA) explored how to establish a preference elicitation framework
that captures patients’ values in the appraisal of new technologies (IMI-2-
PROTECT 2015). The US Food and Drug Administration (FDA) Patient
Preference Initiative encourages medical device manufacturers to include
information about trade-offs when evaluating the benefits and risks of treat-
ment options, advocating DCEs with an example estimating ‘minimum accept-
able effectiveness’ and ‘maximum acceptable risk’ for a weight-loss device
(FDA 2016).

10.3 What Are DCEs?

DCEs assume that individuals® valuation of a health technology or medicine is
based on its characteristics or attributes. For instance, in our case study below, the
value of an ocular hypertension monitoring strategy is based on timely detection (to
avoid progression of glaucoma), side effects of treatment, where monitoring takes
place (hospital or local optician), and experience of the healthcare interaction (if the
patient feels at ease and/or understands the purpose of monitoring). DCEs present
survey respondents with a series of hypothetical choices, each described by the set
of attributes that take different levels for each alternative. Figure 10.1 presents an
example choice task. Respondents are presented with a number of such choices,
determined by the experimental design (see below).
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DCE Case Study: Preferences for Ocular Hypertension Monitoring
Background: Glaucoma is an eye condition caused by damage to the optic
nerve, which can lead to profound sight loss or blindness. Ocular hyperten-
sion (OHT) is the only treatable risk factor — lowering intraocular pressure
by medication, laser or surgery reduces the risk of glaucoma-related sight
loss. Long-term monitoring of OHT provided by a specialist in secondary
care or primary care was recommended by NICE (2009). Controversy
resulted, with concern that hospital eye services would be overwhelmed by
following up patients with low risk of sight loss. Little was known about how
the public valued OHT monitoring.

Methods: Burr et al. (2012) conducted a DCE to investigate preferences
for glaucoma monitoring. The DCE was part of a broader project concerned
with optimal monitoring, funded by the UK National Institute of Health
Research HTA programme. Figure 10.1 shows an example DCE choice.

Attributes Alternatives
A A
[ \ \
Monitoring Monitoring No monitoring
Service A Service B Service
Number of people out of )
10000 developing 740 1410 1600
glaucoma in 10 years
Number of people out of
10000 developing severe 25 130 180
glaucoma in 10 years
Number of people out of 25
10000 developing visual 2 15
impairment in 10 years
Unwanted effects of None Severe None o
treatment S
O
i ~l
Made me feel Did not make
- me feel at ease
Communication and at ease and ;
: and did not
understanding of made sure | .
. ) . make sure | Not applicable
information provided by understood the
the health professional urpose of understood the
P purpose purpose of
monitoring o
monitoring
Place of testing Hosp!tgl Lgcg I N.o
eye clinic optician testing
Cost per year £15/year £30/year No cost
Service A Service B No Service

(tick one Box only)

Fig. 10.1 Example choice set
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Willingness to pay (WTP), a monetary measure of value, was generated for
individual attributes of the DCE as well as different configurations of moni-
toring services. WTP values were incorporated into a decision model, and
results from a cost-benefit analysis (CBA) were compared to a cost-utility
analysis (CUA, cost per QALY).

Results and discussion: The CUA indicated that treating all OHT indi-
viduals with advice for an annual eye test to check intraocular pressure was
the most likely cost-effective. However, the DCE highlighted the importance
of having an active monitoring programme, with biennial monitoring at a hos-
pital setting providing the highest incremental net benefit in the CBA. The
CUA and CBA thus suggested different monitoring strategies.

When responding to DCEs, it is assumed that respondents consider all attributes
and make trade-offs between them. These trade-offs express how much the respon-
dent is willing to give up of one attribute (e.g. higher risk of glaucoma progression)
to get more (e.g. better communication) or less (e.g. unwanted treatment effects) of
another attribute. If a cost attribute is included, trade-offs can be expressed as WTP
for marginal changes in attributes (see Table 10.1). Thus, valuation is measured in
money as a common unit. This ensures that attributes can be compared in terms of
their desirability. The derived WTP estimates can be used in a CBA framework to
provide policy advice (MclIntosh 2006). For example, WTP for an improved moni-
toring experience (e.g. feeling at ease and understand the monitoring process) can
be compared to the costs of providing this service.

10.4 How Do DCEs Work?

Analysts follow four main stages to conduct a DCE (Lancsar and Louviere 2008,
Bridges et al. 2011).

10.4.1 Stage 1: ldentification of Attributes and Levels

Identification of the attributes to be compared may be based on literature reviews,
validated quality of life instruments (e.g. the SF-6D utility instrument generated
from the SF-6D profile measure), experts’ opinions, interviews, focus groups or
behavioural theory (e.g. economic theory predicts higher-income people are willing
to pay more, reflected in the cost attribute). Attributes need to be (i) relevant to the
target group, (ii) realistic in the considered context and (iii) tradable against each
other. As a rule of thumb, all attributes that fulfil these criteria and impact treatment
choices should be considered, because their inclusion in the DCE is likely to affect
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analysts’ understanding of elicited preferences (Lancsar and Louviere 2008). This
is also important, because the exclusion of relevant attributes potentially biases esti-
mates and might result in suboptimal policy advice. Quantitative and qualitative
pilots should be used to inform the derivation of meaningful attribute descriptions.

After specifying the attributes of the healthcare service under valuation (i.e. risk of
developing glaucoma, progressing to severe glaucoma, risk of becoming visually
impaired, experiencing unwanted effects of treatment, the degree of communication
and understanding with the healthcare provider), levels need to be assigned to them
(e.g.2,6,10, 15,25 per 10,000 OHT individuals in 10-year time for the risk of becom-
ing visually impaired). Qualitative attributes may be characterised by their nature (e.g.
the local optician or hospital eye service in Box 10.1). When defining quantitative
characteristics, a balance needs to be maintained between a larger number of levels,
which results in more precise estimates, and increased complexity. A large number of
attributes may also result in a design that is too large (e.g. too many choice tasks) and
complex (e.g. too many attributes and alternatives) (de Bekker-Grob et al. 2012).

For our case study, the views of an advisory panel consisting of service users and
experienced NHS healthcare professionals from primary and secondary care NHS
eye services within the UK were sought. These were used to develop a framework
(topic guide) for focus group discussions with service users (individuals with OHT).
Pictorial cards were developed to illustrate common diagnostic test procedures, and
the 10-year glaucoma risk was derived from treatment effectiveness data. The dis-
cussions were audiotaped, transcribed and analysed, and key themes from the focus
group discussions were further developed using previous work developing a glau-
coma utility index to capture the patients’ perspective of the impact of glaucoma.
Levels for each attribute were informed by focus group discussions, the literature,
an existing economic model, the existing glaucoma utility measure and previous
work on patient’s communication and understanding.

10.4.2 Stage 2: DCE Choice Tasks (Generating
an Experimental Design)

A crucial aspect of constructing a DCE is defining the choice sets. A full factorial
design elicits preferences for all possible combinations of attributes and levels.
This often results in a large number, and experimental design methods are used to
create smaller fractional factorial designs. When employing full factorial designs,
the researcher selects a set of choices (experimental design) which enable the main
effects (i.e. the effect of each independent variable on the dependent variable) and
possible interactions (i.e. preferences for one attribute depend on the level of
another) to be estimated. Orthogonal designs are based on orthogonal arrays from
design catalogues (e.g. Hahn and Shapiro 1966) or websites (Sloane 2009). These
arrays have the properties of orthogonality (attributes that are statistically indepen-
dent of one another) and level balance (levels of attributes appear an equal number
of times). More recently, statistically efficient designs have been developed, with
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statistical efficiency often defined in terms of D-efficiency (minimising determi-
nant of the covariance matrix). SAS software generates such designs based on a
generalised linear model (Kuhfeld 2000), while Ngene provides more flexible
options (Choice-metrics 2016). For more on experimental design, see Johnson
et al. (2013).

Our case study had 6 attributes with 4 levels and 1 attribute with 2 levels, resulting
in 8,192 possible scenarios (4° x 2'). To reduce the number of possible combinations,
a main-effects D-efficient design was generated, and estimates from the pilot data
analysis were used (as priors) to generate the final design. This resulted in 32 choice
sets.

After creating a DCE design, an important question is if an opt-out/current situ-
ation alternative should be included (e.g. ‘no monitoring service’ alternative in
Fig. 10.1). The inclusion of an opt-out allows respondents to state that they prefer
neither of the options, while its exclusion forces a choice. Forcing a choice may
result in WTP being overestimated. However, opting out may be unrealistic in some
choice situations (e.g. women'’s preferences for birthplaces). As a rule of thumb,
analysts should define the choice scenario such that it represents the real-life choice.
Given it is possible to opt out of an OHT monitoring programme, an opt-out was
included in our case study. It is important to note that the levels for the attributes of
the opt-out must be defined — in our case study, these were specified from the
available literature and in consultation with the experts in the field. In other con-
texts, the opt-out may take on zero values or be individual specific and collected in
the DCE.

10.4.3 Stage 3: Developing a Questionnaire

Having defined the DCE choice sets, analysts need to develop a questionnaire for
data collection. Preferences may depend on individuals’ characteristics. Thus, ana-
lysts need to formulate behavioural hypotheses about characteristics (e.g. gender,
treatment history, severity of disease) that may affect valuation of healthcare experi-
ence. This information should be collected in the DCE questionnaire. In our case
study, we collected information on income to test the economic prediction that
households with a larger budget are willing to pay more. We also asked respondents
to state their age, to test if this was a predictor of preferences (age 50 years generally
marks the onset of presbyopia — need for reading glasses).

A well-designed questionnaire should reduce sources of potential survey-related
issues such as non-responses, measurement error or a low response rate. Piloting the
questionnaire will be important. Further information on characteristics of a good
questionnaire are presented by Dillman et al. (2014). In our case study, the question-
naire was pre-piloted using an opportunistic sample (members of the research
department), and a pilot study was conducted amongst 183 target respondents (taken
from the same sample as the main survey).
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10.4.4 Stage 4: Data Sampling and Analysis
10.4.4.1 Data Sampling

The sampling process should consider who to recruit to respond to the survey, how
to administer the survey and sample size. Given decisions are being made about the
allocation of resources provided by the general population, it may be argued that
their views count. However, it may also be argued that within the context of health-
care, patients can make more informed choices. For our case study, while patient
views were used to develop the DCE (attributes and levels), in the final survey, the
views of the general population were elicited.

Most commonly DCE surveys were administered as postal questionnaires
(de Bekker-Grob et al. 2012). However, the Internet now provides an alternative
survey administration option, with several advantages compared to postal surveys:
lower data collection costs, increased data collection speed, inclusion of multimedia
elements and removal of manual data entry errors (Dillman et al. 2014). However,
care should be taken to ensure representative samples and to check for ‘speedsters’
(individuals who complete the survey quickly). For our case, an online panel was
used to collect data. Study representativeness was checked with appropriate quotas
according to age, gender and location of the respondent. The response times for the
whole survey as well as each question were retrieved in order to detect ‘speedsters’.
Then, respondents with consistent response times below 2 seconds per question
were rejected.

A decision needs to be made about how many individuals should be enrolled in
the DCE. There is little consensus on how to do this. The optimal number of partici-
pants depends on a variety of aspects, including the number of treatment options
considered, the model to be estimated, the type and number of attributes and levels,
potential interest in subpopulations as well as the perceived level of complexity of
the DCE (Rose and Bliemer 2013). For more on sample size, see de Bekker-Grob
et al. (2015).

10.4.4.2 Data Analysis and Interpretation

Analysis of DCE data is based on random utility maximisation (RUM)
(McFadden 1974). RUM represents preferences by a utility function that takes
higher values for more desirable alternatives. While respondents’ utility is
assumed to be deterministic, it cannot be observed by analysts. The utility func-
tion is defined as:

uin =Vin +8in (101)

where u;, is the overall utility that respondent n derives from alternative i, v;, is a
function of the attributes, and defined levels, of the alternative and €, is the random
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error. The deterministic part v;, of the utility is commonly assumed to be a linear
function of the attributes and levels, such that:

v, =a,+ Pattribute 1.+ B,attribute 2, +...+ B, attribute_k,  (10.2)

o 1s referred to as the alternative specific constant, often picking up the preference
of having treatment over no treatment (if there is an opt-out option). p; to B, denote
preference parameters (marginal utilities) that capture respondents’ sensitivity to
changes in the DCE attributes 1 to k (for given levels).

Table 10.1 presents the results for the estimated model for our case study
(n = 814). The positive constant indicates a positive preference for monitoring.
Respondents were less likely to choose a monitoring programme with a higher risk
of conversion to glaucoma, severe glaucoma and visual impairment and unwanted
side effects (indicated by the negative coefficients). Improving ‘communication and
understanding’ and a hospital setting increased desirability of the monitoring pro-
gramme (indicated by the positive coefficients).

The magnitude of the estimated parameters indicates the relative importance of
each attribute level for a unit change. It is thus important to consider the unit of mea-
surement. For example, the parameter for a continuous attribute (such as cost in our
case study) shows the marginal utility of a one unit (£) change in cost (—0.018). For
a categorical (qualitative) attribute, e.g. ‘communication and understanding’, a move
to ‘felt at ease and understood’ (from the reference) is valued more than a move to
‘felt at ease but did not understand’ (0.861 > 0.475). Estimated parameters have also
been used to calculate attribute ‘importance scores’ (e.g. Zickafoose et al. 2015).

Table 10.1 Preferences for the monitoring for OHT

Marginal WTP (£) [95%
Attribute and level Coefficient confidence interval]
Alternative specific constant (compared to no 0.508*%*%* 27.57 [18.9 to 35.4]

monitoring)

10-year risk of (for OHT individuals):
Conversion to glaucoma —0.001%#** —0.03 [-0.03 to —0.02]
Progressing to glaucoma severe —0.001%#** —0.06 [—0.09 to —0.03]
Becoming visually impaired —0.012%%* —0.65 [-0.90 to —0.44]
Unwanted treatment effects (compared to none)
Some —0.286%** —15.50 [-18.7 to —12.9]
Quite a lot —0.620%** —33.63 [-39.2 to —28.5]
Severe —1.094%#%* —59.36 [-68.3 to —51.5]
Communication and understanding (compared to not feeling at ease and did not understand)
Felt at ease and understood 0.861%%** 46.75 [40.4 to 54.4]
Felt at ease but did not understand 0.475%%%* 25.76 [22.3 t0 29.9]
Did not feel at ease but understood 0.480%** 26.07 [22.1to 31.1]
Hospital setting (compared to local optician) 0.025% 1.35 [-0.53 to 3.20]
Cost per year —0.018%**

***Significant at <1% level; *Significant at <10% level (Source: based on Tables 29-30 from Burr
et al. 2012)



10 Discrete Choice Experiments 129

A common output is the marginal rate of substitution (MRS) between an attri-
bute h and an attribute 1. The MRS is defined as:

@h,l :M:[}_h (10.3)
ovin 10B, P

The MRS represents the trade-offs that respondents make by quantifying how
much of attribute 1 (e.g. cost) they are willing to give up to receive a unit increase
of attribute h (e.g. ‘felt at ease and understood’). Typical MRSs are:

- MRS h,—cost = ﬁh / —ﬁmt is the most commonly used MRS and denotes marginal

WTP for a unit increase of attribute h (see Table 10.1). For example, for our case
study, a shift from ‘no’ unwanted effect of treatment to ‘some’ would reduce
WTP by £15.50 per year (see Table 10.1).

o MRSh -vaiting_time =By, / —Braiting time is willingness to wait for a unit increase of
attribute h.

. mh’,ﬁsk = ﬁh /_ﬁrisk is willingness to trade risk for a unit increase of attribute h.

A continuous attribute must be included to estimate MRSs. Equation 10.2 can
also be used to predict uptake/acceptability of services (Adams et al. 2015; Morgan
et al. 2015).

The commonly used conditional logit model, used to estimate Eq. 10.2, makes
three assumptions: (i) preferences are homogeneous; (ii) the error term in
Eq. 10.1 is independent across choice tasks; and (iii) the ratio between choice
probabilities of all pairs of alternatives is constant (independence of irrelevant
alternatives). Several alternative choice models have been put forward that relax
these restrictive assumptions, with the random parameter logit being most prom-
inent. The random parameter logit assumes that marginal utilities (f; to fy in
Eq. 10.2) are randomly distributed in the target population and accounts for cor-
relation in the data. For further information on statistical methods, see Hauber
et al. (2016), and for the applications of these models to our case study, see
Hernandez (2016).

10.5 Future Challenges when Incorporating a DCE
into HTA

While DCEs provide useful information within a HTA framework, a number of
challenges remain. De Bekker-Grob et al. (2012) identify a number of methodologi-
cal questions in the application of DCEs in health, with a key question being the
external validity of the method, i.e. do individuals behave in reality as they state in
hypothetical surveys? This remains an important area for future research. Another
important issue is whether respondents satisty the underlying assumptions of DCEs.
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A key assumption is that respondents are able to consider and trade all attributes that
are important to them. There is a concern that respondents adopt simplifying deci-
sion heuristics (e.g. ignore attributes) to reduce the complexity of choices. This
challenges the validity of estimated MRSs.

Within the context of broadening the valuation space, typical attributes in the
DCE literature have focused on describing healthcare processes (e.g. waiting
time, involved healthcare professionals, length of appointments and the frequency
of treatments). Such aspects have been referred to as ‘process utility’ (Ryan et al.
2014a). While consideration of process utility extends the valuation space beyond
health outcomes, it may still be limited. Entwistle et al. (2012) conducted a litera-
ture review to understand what characteristics patients value when receiving
healthcare, why they value such characteristics and what associations might exist
between the dimensions identified. Using a critical interpretive synthesis approach
(a form of literature review that aims to integrate the conceptual and/or theoreti-
cal insights from a potentially diverse set of studies to help develop understand-
ing of a particular topic) and existing conceptual frameworks, a conceptual map
of patient experience was developed. A simplified version is presented in
Fig. 10.2.

A key aspect of these experience dimensions is that they emphasise the impor-
tance of enablement through healthcare. To date, most DCEs focus on the
‘characteristics’ and ‘act’ dimensions of the conceptual map, with little consider-
ation given to ‘enablement’ (Ryan et al. 2014b). Future research should explore how
to value all three experience dimensions.

Another challenge in the use of DCEs within the HTA appraisal process is the
time involved in conducting a DCE. Many HTA appraisals rely on the review of
existing evidence — that is, they are based on secondary data with limited time (and

Healthcare services and staff....

Have Act Enable me as
characteristics ¢ “ a patient to
Location of treatment, Inform, help Have meaning in life,

waiting time, understand, discuss, have good
consultation time, allow influence, relationships,
health professional facilitate, respect, contribute to care,
seen... nurture capabilities. .. engage in daily
activities...
t Interact and I
‘ overlap

Deliver consistently Show competence and Enable patients

good care will to care, while in life within and

respecting patients beyond health outcomes

as individuals

Fig. 10.2 Aspects of healthcare and healthcare professionals valued by patients
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resources) to collect primary data. As such, it is unlikely that a DCE would be con-
ducted as part of many appraisals. However, DCEs could be part of the evidence
base submitted by a technology developer. Challenges on methods to synthesise
these data can be expected and further research welcome.

Following on from the above point, DCEs are mostly (intentionally) specific to a
particular healthcare decision. With often limited resources (time and money), this
raises the question on how to apply DCE findings in a different decision-making context
(known as benefit transfer). Within environmental economics, methods have been
developed to transfer values from existing studies to new contexts (Johnston et al. 2015).
Given there are now many published existing DCE studies, future research should
explore the use of benefit transfer in a health context. Indeed, Bateman et al. (2002)
argued that DCE methodology may be particularly well suited for benefit transfers.

10.6 Conclusion

DCE:s provide potentially useful information in HTA: what characteristics (attributes)
are important, how important, trade-offs between characteristics, monetary measures
of value and predictions of take-up rates and acceptability of interventions/medi-
cines/services. Important areas for research include: testing both the external validity
of DCEs and whether individuals trade across attributes, what attributes should be
included in the DCE (how is value defined), how to incorporate existing DCE results
into evidence synthesis and generalisability of results from one DCE context to
another (benefit transfer). Progress on these methodological issues will inform the
HTA process, thus improving the delivery of patient and person-centred care.
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Chapter 11
Analytic Hierarchy Process

Marion Danner and Andreas Gerber-Grote

11.1 Introduction

This chapter gives an overview on how the analytic hierarchy process (AHP) meth-
odology can be used to elicit patients’ preferences and presents case studies on how
this methodology may inform HTA and HTA-based decisions. Patients’ preferences
are, together with external scientific knowledge and physician’s experience, the
tenets of evidence-based medicine (Sackett et al. 1996). To ensure that data on
patients’ preferences is considered as robust evidence for decision-making, it should
be generated in a methodologically sound, structured, and transparent way. AHP is
a multiple-criteria decision-analytic (MCDA) method that can be used to elicit
patients’ preferences for specific treatment characteristics or outcomes assessed in
HTA. The steps in conducting an AHP are depicted. AHP follows transparent math-
ematical rules for data analysis but has its own methodological challenges and
opportunities as depicted in this chapter. Examples of how AHP may be used in
HTA and decision-making are provided and discussed.
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11.2 A Role for AHP in Patient Preference Elicitation

A number of recent reviews and pilot applications in HTA have pointed to the
potential of MCDA methods to guide healthcare decision-making or get structured
information on patient preferences (Marsh et al. 2014; Maruthur et al. 2015; Danner
et al. 2011; Ho et al. 2015). The AHP, which was developed by the mathematician
Thomas L. Saaty in the 1970s (Saaty 1977), is, among others, one MCDA approach
that can be used to elicit preferences and measure the relative importance of deci-
sion criteria to decision-makers including patients (Hummel et al. 2014; Dolan
2010). Recent reviews (Adunlin et al. 2015a; Marsh et al. 2014) suggest AHP is the
most used MCDA technique.

While DCE (Chap. 10) is rooted in expected utility theory, AHP is a decision-
analytic approach. It decomposes and structures a decision problem into its basic
elements, asks decision-makers to value these elements relative to each other, and
then combines these judgments to generate composite value information on the
alternatives or criteria making up a decision problem. AHP is not an approach to
assess value in terms of money or utility units as is the DCE. Rather, it aims to
assign a relative value to its elements—generating relative importance weights.
Saaty proposed AHP to facilitate complex decision-making, especially for groups of
decision-makers (Saaty 1977, 1994). According to Whitaker (Whitaker 2007,
p. 859), the AHP in group decision processes “tends to give better results because of
the broader knowledge available and also because of the possibility of debates that
may arise and change people’s understanding.” While DCE is based on the assump-
tion that patients try to maximize their utility each time they make a choice, AHP
assumes no normative theory predicting choices but admits that individuals—in
terms of bounded rationality—often deviate from the basic assumptions of rational-
ity (Simon 1978; Kinoshita 2005). Rather the goal of AHP is to structure a decision
and make values and preferences transparent to enable informed and—ideally—
more rational decisions. This is why AHP is considered a “descriptive” rather than
a “normative” theory.

In healthcare, AHP is often used to elicit preferences from experts (clinicians,
administrators) to support structured and transparent decision or planning processes
(Benaim et al. 2010). It has, to a lesser extent, been used to elicit preferences from
patients, sometimes in larger samples (Dolan et al. 2013b; Kuruoglu et al. 2015) or
limited to small patient group surveys (Danner et al. 2011). Eliciting preferences
from patients instead of other decision-makers is different in several ways. Firstly,
patients are direct consumers of the decisions they take regarding their own health.
Decision-relevant criteria often cause anxieties and involve uncertainty or, e.g.,
risks of side effects, which impact decision heuristics. Secondly, information asym-
metries dominate the decision situation. Physicians are usually well informed about
the evidence and have professional experience, while the patient is less well
informed and lacks professional experience. On the other hand, health illiteracy—
especially about statistical information such as risks or probabilities—is prevalent
on both sides, physician and patient, and adequate communication about these
issues remains insufficient (Envisioning Health Care 2020, 2011).
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11.3 Steps in Developing an AHP Preference Elicitation

Similar to the recommendations published by the International Society for
Pharmacoeconomics and Outcomes Research (ISPOR) for the development of a
DCE study (Bridges et al. 2011; Johnson et al. 2013), an AHP should be carefully
prepared and well designed, as depicted in Fig. 11.1.

In line with the ISPOR recommendations, a literature search, expert interviews,
as well as qualitative work with patients should be employed to select and refine
decision-relevant criteria and subcriteria.

11.4 How Does AHP Work?

The AHP allows elicitation of preferences using a procedure of pairwise compari-
son between decision criteria and treatment alternatives (Saaty 1977; Dolan 1989).
AHP first structures a decision in a hierarchy (Fig. 11.2). The objective of a decision
is positioned at the highest level (e.g., to weigh the benefits and risk of alternative
treatments), followed by relevant decision criteria (e.g., effectiveness or side effects
of alternative treatments) and clusters of subcriteria at the next level(s) (e.g., reduc-
tion of different symptoms to specify the effectiveness criterion). The treatment
alternatives are placed at the lowest level of the AHP hierarchy but may not be part
of the AHP preference elicitation process. Elements in the hierarchy should be com-
prehensive to give a complete picture of the decision situation. Lower-level
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elements should be independent of the next higher-level elements, and elements at
one level should ideally not overlap. Also, a comparison between two criteria should
be independent of a third criterion at that level in the cluster.

AHP is either used in a more comprehensive assessment to prioritize or rank the
performance of alternative treatment options based on preferences for decision cri-
teria and alternatives or, in a more reduced form, to just elicit respondents’ prefer-
ences for different decision criteria to measure their relative importance (Angelis,
Kanavos 2016). The total number of pairwise comparisons at each level of the hier-
archy and in each cluster of criteria is given by (n*(n — 1))/2 (see blue and green
lines in Fig. 11.2). In these pairwise comparisons, AHP respondents express how
strongly they prefer one criterion, subcriterion, or alternative compared to the other
one. The strength of preference is usually measured on a two-sided nine-point ratio
scale. While each point on the scale has an ordinal verbal interpretation to facilitate
judgments, the numerical (ratio scale) values are used in AHP weight calculations
(see Fig. 11.3).

When comparing criteria i and j, choosing on the scale means that criterion i
is equally important or preferred by the patient as criterion j, 3 means i is moder-
ately more important than j, 5 means much more important, 7 means very much
more important, and 9 means extremely more important. The intermediate values 2,
4, 6, and 8 may also be chosen. If alternatives are part of the procedure, the question

“]”

Decision problem: Prioritize treatment criteria, subcriteria and alternatives I

Criteria Treatment effect Treatment administration I I Potential side effects I
Subcriteria reducing reducing reducing Oral, Intravenious || Injection 3x gastro- neuro-
symptom A | symptom B | symptom C 3xperday | 1xperweek || perweek at intestinal logical
for 1 month atdoctor's | doctor’s office

office

I Treatment alternatives: A, B, C = compare treatment alternatives regarding their performance on criteria / subcriterial

Fig. 11.2 Example AHP decision hierarchy and pairwise comparisons

equal
importance

.0-0:0:0-0:0:0-0°

criterion i criterion j

Fig. 11.3 AHP scale
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format reflects how an alternative is rated on its performance relating to two specific
(sub)criteria compared to each other.

Based on pairwise comparisons provided, the AHP uses a direct mathematical
approach to calculate “importance” weights for each of the included criteria and
alternatives. All comparisons resulting from the AHP survey are first transferred
to a comparison matrix A = [a;]. Values at the upper right side of the matrix’s
diagonal are the result of actual pairwise comparisons; values at its lower left
side are their reciprocals. Local importance weights in AHP are calculated using
the principal right eigenvector approach (Saaty 1977; Dolan 1989), which repre-
sents the vector of weights (w) of included criteria/subcriteria in case of a recip-
rocal matrix. The calculation is based on the following matrix algebraic equation:
some comparison matrix A multiplied by its right eigenvector w is, in case of a
nonnegative reciprocal matrix, equal to the matrix’s maximal eigenvalue .
multiplied by w (A X w = A, X w). Based on this relationship, the right eigenvec-
tor may be estimated for each matrix by, for example, using the matrix multipli-
cation method (Dolan 1989). In practical terms, this process is “a simple
averaging process by which the final weights are the average of all possible ways
of comparing the scores on the pairwise comparisons” (Hummel et al. 2014).
Alternative calculation and analysis modes may be used (Ishizaka, Labib 2009;
Dolan 1989). AHP weight vector calculation may well be performed in Microsoft
Excel but is also supported by professional software (e.g., Expert Choice
Comparison, http://expertchoice.com/comparion/, or SuperDecisions, www.
superdecisions.com). For a comprehensive list of available software, see Hummel
et al. (2014).

Data aggregation for groups of AHP respondents may be done in two ways.
Aggregated weights may be calculated as the average mean of individual weights
calculated based on individual judgments (so-called aggregation of individual pri-
orities (AIP)) or by calculating AHP weights for the group based on the geometric
mean of all individual judgments (so-called aggregation of individual judgments
(AI))) (Forman and Peniwati 1998). The aggregation method should depend on the
specific decision context. If the group is considered as one entity striving for con-
sensus, the AIJ aggregation is usually preferred. If the focus is on eliciting individ-
ual preferences of a group of heterogenous decision-makers, the AIP method is
preferred. The latter might be more relevant in patient preference research where
heterogenous groups of individuals are surveyed.

Finally, AHP allows calculation of a “consistency ratio (CR),” which measures
the logical consistency of pairwise judgments within a cluster of judgments. The
concept of consistency relies on two basic assumptions of the AHP: the transitivity
of preferences (i.e., if A > B (A preferred to B) and B > C, then A > C) and the reci-
procity of judgments. While transitivity is a necessary condition for consistency,
AHP does not require that preferences are perfectly transitive. Technically, the CR
measures how much the measured consistency of a matrix, the consistency index
(CI), differs from the average consistency (the so-called random index, RI) of a
simulated set of reciprocal but totally random pairwise comparison matrices. The
consistency index of matrix A is calculated by the following formula: ~; _ s =1

n—1
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The CR is defined as CI/RI. The closer CI and RI are, the higher the CR and the
greater the probability that judgments in a comparison matrix result from a com-
pletely random decision process. The smaller the CI in relation to the RI, the smaller
the CR and the higher the probability that judgments are the result of a consistent
decision process. For details on calculation of the consistency ratio and its compo-
nents, refer to the literature (Saaty 2000; Dolan et al. 1989).

11.5 Using AHP to Elicit Patients’ Preferences in Healthcare
Policy and HTA

Awareness is increasing that the views and preferences of patients as primary
consumers of health interventions should be taken into account at various levels
and steps in decision-making. Involving patients early in HTA and decision pro-
cesses may increase the legitimacy of final decisions. Knowing patient prefer-
ences can further help determine which health technologies, interventions, and
types of services should be offered to patients. It can also increase adherence to
them. Technically, AHP has the advantage of facilitating direct calculation of
preference weights for individual patients, which is beneficial if AHP is to be
integrated in decision aids, for example. Aggregated preference information, on
the other hand, can feed into decisions to prioritize interventions at the other deci-
sion levels. Since a current overview of AHP applications can be found in Schmidt
et al. (2015) (Schmidt et al. 2015) and Adunlin et al. (2015b) (Adunlin et al.
2015b), a sample of recent publications was used to demonstrate how AHP may
enable the uptake of patient preference information into HTA-based decision
processes.

11.5.1 Example 1: Health Policy Decisions—Uptake
of Preventive Screening Measures

Three recent AHPs elicited patient preferences for colorectal cancer screening inter-
ventions in different settings and using different survey modes (Xu et al. 2015;
Hummel et al. 2013; Dolan et al. 2013a, b). Two studies were conducted in the USA
and one in the Netherlands. They were administered as paper-pencil questionnaire
(Xu et al. 2015) and online survey (Hummel et al. 2013) or in personal interviews
(Dolan et al. 2013a, b). While Xu et al. (2015) limited their study population to
individuals who had experienced screening before, such restrictions were not
applied in the other studies. All studies concluded that patient preference informa-
tion is indispensable, especially in helping to understand why certain screening pro-
grams have better uptake than others.
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11.5.1.1 Study Findings and Insights

All studies identified clinical outcome criteria such as the “prevention of cancer” or
the “sensitivity”” or “accuracy” of the screening method to detect cancer, as well as
the “safety/complication frequency/side effects” of the test as being most relevant.
The studies also suggest that process-related screening characteristics such as the
frequency of the test or the complexity of test preparation (or “convenience of test”
or “logistics”) play an important role when patients finally decide to undergo a test
or not. Therefore, when offering a specific screening test to a population, it is impor-
tant to adequately inform patients about test characteristics to ensure uptake.

11.5.1.2 Methodological Insights

Only 167 of the 650 patients (26%) who returned the completed questionnaire in the
AHP study by Hummel (Hummel et al. 2013) provided consistent responses—
based on a consistency ratio below 0.3. Dolan (Dolan et al. 2013a, b) included 379
of 484 (78%) of patients and Xu (Xu et al. 2015) included 667 out of 954 (70%)
patients with a consistency ratio below 0.15 in their analyses. Including inconsistent
respondents in AHP analyses might bias study results. Excluding them, on the other
hand, might put the external validity of a study at stake. AHP studies should explore
the effects of excluding inconsistent respondents on results in sensitivity analyses as
in Hummel et al. In addition, the demographic or disease-related characteristics of
included participants may be compared to the overall target population to explore
reasons for inconsistency. Technical reasons for inconsistency that were identified
by the authors were the complexity and a large number of pairwise comparisons and
not providing the option to patients to revise inconsistent judgments. While Xu et al.
indicate that due to the individuality of patient preferences, the aggregation of
patient priorities was performed using the described AIP method, the other studies
do not explicitly provide information on the chosen aggregation mode.

11.5.2 Example 2: Health Policy Decisions—Drug
Reimbursement or Approval

The German Institute for Quality and Efficiency in Healthcare (IQWiG) regularly
assesses the additional benefit of new drugs seeking reimbursement (Chap. 25).
These HTAs focus on clinical outcomes measuring mortality, morbidity, side
effects, and quality of life. IQWiG conducted two preference elicitation studies
where patients valued the importance of treatment outcomes in different indica-
tions to test whether this information could be used to prioritize outcome-specific
HTA results. One of these studies was conducted using AHP (Danner et al. 2013;
Gerber-Grote et al. 2014). Another DCE study that identified patient preferences
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for outcomes and characteristics of lung cancer treatments was recently submitted
by a pharmaceutical company to support the benefit assessment of the lung cancer
drug afatinib (Muhlbacher and Bethge 2015; Gemeinsamer Bundesausschuss
(G-BA) 2014).

11.5.2.1 Study Findings and Insights

The IQWiG AHP study was conducted in a group setting, separately with patients
and clinicians (Danner et al. 2013). Patients valued treatment outcomes differ-
ently from clinicians. They considered fast response to treatment most important,
while experts considered remission and avoidance of relapse most important.
Patients also rated the quality of life dimensions cognitive function, reduction of
anxiety, and social function higher than experts. The DCE lung cancer study
(Muhlbacher and Bethge 2015) found that the clinical treatment endpoints of pro-
gression-free survival and reduction of the tumor-specific symptoms such as
coughing, shortness of breath, and pain were most relevant and of comparable
importance to patients.

11.5.2.2 Methodological Insights

The IQWiG pilot projects suggest that AHP or other preference methods may be
used to generate weights or prioritize outcome-specific HTA results. Yet, no gold
standard method for preference elicitation exists, and methods like AHP or DCE
will need further research and testing in practical applications to learn more about
their specific characteristics and suitability in different settings. Using patients as
the target population in these assessments seems legitimate since their preferences
as “consumers” of healthcare interventions likely differ from their physicians’, the
general public, or other HTA stakeholders’ preferences (Muhlbacher and Juhnke
2013; Danner et al. 2011). The German AHP study further points to the potential of
group studies in patients since the group setting facilitates exchange of information
and experience. Group interaction is also likely to help increase the consistency of
judgments by avoiding judgmental errors or misunderstandings. Group studies may,
on the other hand, suffer from dominant individuals’ leading group discussions
(Thokala et al. 2016). In the DCE lung cancer study, patient preferences were elic-
ited including progression-free survival as surrogate endpoint for overall survival as
one outcome. IQWiG in the respective hearing stated that—in its view and in accor-
dance with many other regulatory and HTA bodies—the (most) important patient-
relevant endpoint overall survival was not included in the preference elicitation task
(Gemeinsamer Bundesausschuss (G-BA) 2014). It is thus important to select out-
comes or criteria for preference elicitation which are accepted within a specific
HTA decision context.

Elicitation of patients’ relative judgments may be an important tool to inform
and support authorities’ outcome-specific evidence or benefit/risk prioritization
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preceding approval or reimbursement decisions. The latter was also highlighted by
the FDA in its recently released guidance on patient preference research (FDA
Center for Devices and Radiological Health 2016).

11.6 Where and How Should Information on Patient
Preferences Inform HTA?

As the examples above suggest, AHP may be used at different levels in decision-
making. While a range of stated preference or multi-criteria-analytic methods may
be used to elicit preferences, methods like DCE or AHP have the advantage to force
patients to make trade-offs between criteria. An advantage of AHP could be its abil-
ity to directly calculate weights for individual decision criteria—in contrast to DCE,
where this is only indirectly possible using attribute-level ranges and, therefore,
dependent on the chosen levels. AHP is less easily applicable to generate utilities or
exchange rates (e.g., in monetary units) compared to a DCE and may not be readily
usable in cost-utility analyses to support resource allocation. A study by Reddy
et al. (2015), however, takes up the AHP as an alternative to time-trade-off to calcu-
late utilities for EQ-5D health states based on ordinal preference data from an
AHP. The authors conclude that the described method “... offers the potential to
convert ordinal preference data into cardinal utilities” being “simpler than TTO
(time trade off) studies to carry out....” Whether AHP might in the future play a role
in such applications remains to be seen; DCEs or other conjoint analytic techniques
are currently preferred in these instances.

11.7 Practical and Methodological Issues with AHP

In line with most recent ISPOR recommendations, an AHP as any MCDA study
should be carefully developed and follow the steps only recently suggested by the
respective MCDA task force (Thokala et al. 2016; Marsh et al. 2016). Careful selec-
tion and refinement of decision criteria, the combination of quantitative with qualita-
tive elements, and a transparent documentation and calculation of importance
weights are essential (Marsh et al. 2016). The practical aspects of an AHP, such as
survey format or administration, depend on the target population and the study objec-
tive. An AHP group setting or an interviewer-assisted questionnaire administration
both may facilitate the generation of combined qualitative and quantitative informa-
tion on patient preferences. In the group setting, patients provide judgments, then
discuss the individual judgments in a group, and finally may revise their individual
judgments. While the group setting might suffer from influential or dominant partici-
pants, the qualitative component provides insights into patients’ reasoning and their
decision-making processes. This may equally be attained in an interviewer-assisted
setting if patients are asked to think aloud throughout providing judgments. Individual
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online or paper-pencil surveys, on the other hand, are limited to quantitative informa-
tion. Also, inconsistency might be higher. Striking a balance between internal consis-
tency (excluding inconsistent respondents) and external validity (including all
respondents) is a challenge. An option to reduce inconsistency would be to use online
tools, such as those offered by the Expert Choice software, asking participants to
verify their judgments in case of high inconsistency. Researchers will have to define
which setting (group or individual, interviewer-assisted or not, online or in-person)
and which type of information (qualitative and/or quantitative) are needed.

In the literature, inconsistency ratio thresholds from 0.1 to 0.3 have been used to
identify inconsistent respondents. While in a group setting a CR of 0.1 might be a
good threshold, it is likely not for large individual surveys, where a limit of 0.2 or
0.3 seems reasonable. There is no agreement on the thresholds to use in preference
studies yet.

The face validity of an AHP study may be increased by following rigorous steps
in the development of the design (e.g., comprehensive set of relevant criteria, ensure
independence of criteria at one level) and by using qualitative elements to verify the
generated quantitative information (Marsh et al. 2016). Also, convergent validity
could be tested by assessing preferences using different methods for preference
elicitation. There is some debate about the reliability of AHP in that interviewing
the same group of patients at different points in time might lead to different findings.
This is likely true since preferences depend on patient characteristics and patient
characteristics change over time. Hence, a clear definition of the study population is
important.

AHP has undergone a range of methodological criticisms. Probably the issue that
has been most frequently raised in the past years is rank reversal. This may be
observed in AHP and other MCDA methods when an identical copy of an alterna-
tive or new but non-discriminating criterion is added to the decision hierarchy
(Maleki and Zahir 2013). Several methodological recommendations (e.g., compre-
hensiveness of AHP hierarchy, relevance of included criteria) and analysis modes
(e.g., ideal eigenvector standardization mode) to prevent or minimize the risk of
rank reversal have been proposed and are frequently applied (e.g., Wang and Elhag
2006; Hummel et al. 2014; Ishizaka, Labib 2009). Other issues are the appropriate-
ness of the AHP judgment scale and the search for other/more appropriate scales to
reflect respondents’ values. Several publications discuss the AHP ratio scale and its
potential limitations (e.g., not a continuous scale, being bounded, or not appropri-
ately representing verbal judgments) (e.g., Dong et al. 2008; Hummel et al. 2014).
Other scales avoiding the potential weaknesses of the AHP scale were developed
(e.g., Lootsma or geometric scales, other continuous, smaller, or wider scales) and
are explored, but the AHP scale is still the most used scale. Finally, the relatively
“abstract” pairwise comparison of individual criteria in AHP—while making the
procedure easy and transparent—has been criticized. In comparison, a DCE pre-
senting entire choice sets to respondents appears to be a more realistic and holistic
approach and easier to understand for patients who are used to choose between
treatment alternatives. However, most recent AHP studies suggest that AHP is fea-
sible for patients once they understand the type of task—including the AHP judg-
ment scale—they have to perform (Danner et al. 2016).
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11.8 Conclusion

As for any method to be used in HTA or other kinds of health-related assessments,
AHP is not suited for all kinds of decision-making in healthcare. We consider AHP
a very valuable preference elicitation tool, especially to enrich decision aids or pri-
oritize criteria, endpoints, or alternatives in complex preference-sensitive and HTA-
based decision-making. However, we also caution its application. There are
methodological challenges, so it is important to present these and account for them
transparently (e.g., in sensitivity analyses). It should be noted that while there is no
“gold standard” approach for patient preference elicitation, research is always a
dynamic and ongoing process.
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Chapter 12
Ethnographic Fieldwork

Tine Tjgrnhgj-Thomsen and Helle Ploug Hansen

12.1 Introduction

The aim of the chapter is to introduce the readers to ethnographic fieldwork includ-
ing participant observation and ethnographic interviews. Ethnographic fieldwork is
a robust research methodology to study patients’ experiences and perspectives and,
therefore, particularly valuable for HTA. Furthermore, it leads to important insights
that are relevant to patient involvement in HTA. The chapter is divided into five sec-
tions. In the first section, we briefly introduce ethnographic research in relation to
patient involvement in HTA. In the following three sections, we focus first on field-
work, then on participant observation and then on ethnographic interviewing. In the
next two sections, we address field notes as an important research activity in ethno-
graphic fieldwork and consider analytical work. We close the chapter discussing
what we consider to be important dimensions of knowledge production. First, we
invite critical reflection on the notion of patient involvement and the increasing
popularisation of ethnographic and qualitative methodology. Then we briefly
address ethnography in familiar settings, and finally we discuss the importance of
transparency and reflexivity in knowledge production.
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12.2 Ethnographic Research Design

Patient involvement in HTA invokes many questions related to research designs,
methodology and research methods. In this chapter, we focus on ethnographic field-
work, which is a specific research design developed in anthropology to explore the
dynamic relationship between social worlds and cultural systems and how social
actors think, act and interact. Within anthropology and related disciplines and epis-
temologies, there is a long tradition of observing and participating in the infor-
mants’ everyday life, talking to and listening to what they say, thereby gaining
knowledge about the informants’ (patients, consumers, caregivers, etc.) perspec-
tives and experiences as well as their activities, social interactions and relationships.
Thus, from an anthropological perspective, it is unthinkable nof to involve the peo-
ple under study and to be involved with them in the process of knowledge produc-
tion. We will address this further throughout the chapter.

To our knowledge, there are only a few HTA reports that have used ethnographic
fieldwork as their research design. One Danish HTA assessed the ward rounds at a
Danish Hospital as a social practice and the implications of the ward round for the
different actors. The methods used were observational studies, focus group inter-
views, individual interviews and time registration (Willemann et al. 2006). Another
Danish HTA investigated how patient involvement in relation to heart rehabilitation
and arthritis treatment could be shaped and developed. The empirical study took
place in units for heart rehabilitation and arthritis treatment, where the researcher
observed a number of consultations and conducted qualitative interviews with
patients, nurses and doctors (Jacobsen et al. 2008).

Conducting ethnographic fieldwork requires that the researcher joins the people
under study where they live or work for a period of time to observe and experience
their everyday life and grasp their point of view (Malinowski 1961). Knowledge is
thus achieved by sharing space and time for a period with the people or the com-
munity that constitutes the field of investigation. Ethnographic fieldwork encom-
passes a range of research methods, the principal being participant observation and
ethnographic interviews. We address these methods as we consider them highly
relevant and useful in relation to HTA. Ethnographic fieldwork is usually time-
consuming. Often the researcher stays with people under study for a longer period
of time (3 or 6 months or even longer). This is seldom possible in an HTA. However,
a shorter field study (e.g. one to 3 weeks) may provide insights and knowledge of
vital importance for the HTA.

12.3 Fieldwork

Ethnographic fieldwork includes a range of methods primarily participant observa-
tion and interviews. According to the article ‘Patients Perspectives in HTA: A Route
to Robust Evidence and Fair Liberation’ by Facey et al. (2010), the most commonly
used qualitative methods ‘for generating evidence to determine patient’s
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perspectives are individual in-depth interviews and focus group’ (ibid., p. 37). The
authors emphasise that participant observation can ‘supplement’ interviews (ibid.).
Firstly, because what people say they do and what they actually do can be contradic-
tory, and secondly, because participant observation is useful for an understanding of
the physical, social, cultural and economic context in which patients live or are
receiving care. In this section, we elaborate on these important points. We consider
ethnographic fieldwork, participant observation and ethnographic interviews as cru-
cial for an understanding of the social world and the social activities in which peo-
ple in particular situations engage (Atkinson 2015, p. 4).

In relation to HTA, fieldwork can be highly relevant in order to understand the
social world of the patients, for instance, how they perceive and act in relation to
health technologies such as screening, home dialyses versus hospital dialysis,
ostomy bags or patient education. A small fieldwork study based on participant
observation can do much more than just supplement different forms of interviews.
We suggest that in the production of an HTA, patient involvement should not depend
on or prioritise one method like interviews or recorded talk (Atkinson 2015, p. 38).
Fieldwork and participant observation are unique in that the empirical material
arises through the researchers’ involvement with the people under study (Tjgrnhgj-
Thomsen and Whyte 2008, p. 92). Even though a patient may have valuable experi-
ential knowledge about a specific illness, condition or health technology that can be
explored in an individual interview, knowledge and perspectives are not only told,
they are also acted out in social interaction and social context. When, for instance,
people use a blood pressure monitor to check their blood pressure at home, they
may operate it in ways that adjust to their everyday life routines and may not there-
fore follow the doctor’s instruction. In addition, some patients may be taciturn or
not responsive to interview techniques. Hence, we cannot obtain patients’ perspec-
tives only by interviewing them, even though interviews like all forms of conversa-
tions are important for getting patients’ perspectives, attitudes, belief and
expectations about health, illness and health technologies (Facey et al. 2010, p. 234).
Since patients’ perspectives both influence and are influenced by social relation-
ships, it is crucial also to understand how patients and their close relatives act and
interact in different situations.

12.4 Participant Observation

Participant observation is the primary methodological practice of ethnographic
fieldwork. The researcher takes part in people’s lives and observes them through
sharing (some) time and social space. Participant observation (often described as an
oxymoron) implies two forms of simultaneous research activities. Where the activ-
ity observation implies distance and a more passive stance from the researcher, the
activity participation implies involvement with the people and activities under
study. Participant observation means that the researcher performs both these activi-
ties in turn and to different degrees. Participant observation is thus a methodological
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strategy that the researcher uses in order to actively take part in, experience, observe
and record the lives of the participants under study (Spradley 1980; Tjgrnhgj-
Thomsen and Whyte 2008). The epistemological idea is that by being there and
taking part in people’s lives, the researcher gains an opportunity to experience and
understand what the social world looks like and how the context (the ward, the hos-
pital, the home, the organisational division of labour, the technology) frames how
people think and act (ibid., Atkinson 2015).

12.4.1 Access and Gatekeepers

A methodological and ethical problem for all researchers is that of recruiting and
gaining access to relevant research participants and, in the case of ethnography, to
acquire a place among them in this space or community. The problem of access is
not definitively solved, by gaining permission from formal gatekeepers. Permission
from, for instance, a hospital administrator or consultant to follow patients through
investigations and treatment is a necessary but far from sufficient condition for
including patients or clinical staff in a study. Patients, caregivers and healthcare
professionals are also the gatekeepers of their own lives, meaning that they also
always pick out what they want to tell the researcher. Furthermore, permissions do
not automatically entitle the researcher access to different actors’ activities and
viewpoints. Negotiating access is an ongoing activity, where the researcher must
continuously explain the purpose of the study and the reasons for his/her presence
(Tjornhgj-Thomsen and Whyte 2008, p. 98 ff). Access is thus an integral part of the
social relations and forms of exchange that an HTA researcher enters into in order
to gain empirical insight into the specific health technology (Tjgrnhgj-Thomsen
2003). Furthermore, it may also provide knowledge about the subtle processes
through which specific spaces are not available for study. In some instances, it is the
researcher’s own boundaries that hold her back; in other cases, it is those of others.
People may or may not be willing to be involved, or they may be sceptical and
reserved towards the study. Thus, negotiating access or involvement also contributes
to the empirical material. Researchers can gain important insights from recording
and reflecting on the motives that, for instance, patients may have for participating
in an HTA as well as from the barriers they set up, because these motives and barri-
ers may contain important information about the technology under assessment
(ibid.). Negotiating access is therefore an important way of gaining information
about the gatekeepers’ and boundary setters’ perspectives and concerns and forms
part of the empirical material. Getting access also implies obtaining informed con-
sent. Within ethnography, informed consent is an interactive process. It requires the
HTA researcher to inform potential participants of the purpose and procedures of
the research. Furthermore, the risks and benefits associated with the study and how
the data provided by the participant will be protected and stored must also be com-
municated. Within ethnographic fieldwork, consent must often be negotiated in the
course of the study, and it is not always possible to document the consent in a
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written form, e.g. if the informants are illiterate or feel uncomfortable signing a
written document (American Anthropological Association 2016).

12.4.2 Everyday Life and Context

Participant observation has the advantage that it provides knowledge about patients’
everyday life with a specific health technology, which they may take for granted in
everyday routine situations and, therefore, forget to talk about in interviews or do
not find relevant. Participant observation is also particularly well suited to investi-
gate relations and interaction between people—as well as the interaction between
people and their physical, material or institutional context (Spradley 1980; Atkinson
2015; Tjornhgj-Thomsen and Whyte 2008, p. 94). Thus, if the researcher only
wishes to obtain knowledge of how patients (or their caregivers and relatives) ver-
bally express their experience of staying in a hospital ward, live with a rare disease
and use a new telehealth app or a new medicine, interviews or focus group discus-
sions may be a relevant choice of methods. When, however, researchers want to
understand how the patients, caregivers or relatives act and live with a specific con-
dition and manage different health technologies, including telehealth solutions, in
their daily lives, contextual dimensions become important (Hansen et al. 2011).
Contextual dimensions can include the place/setting, the specific technical equip-
ment and mode of delivery, used in the health technology (such as medical devices,
apps, monitors, screening apparats), as well as the activities and daily routines,
clinical encounters and what people do and say in this space. However, what counts
as context is also a choice that the researcher makes, meaning that researchers con-
textualise in order to give form to their interpretation (Dilley 1999, p. 1). Participant
observation is also useful for studying how patients are involved in the HTA
process.

12.4.3 Social Situations

The specific knowledge potential and performance of participant observation
depends on the specific HTA and the social situation connected to this. According
to James Spradley, all participant observation takes place in social situations.
Therefore, the first step in doing ethnography is to locate a social situation (or situ-
ations) that is relevant for the study and accessible for the researcher (Spradley
1980). In an HTA, such a situation could, for instance, be a patient in home dialy-
sis or patients in a rehabilitation programme. Spradley defines a social situation as
a situation bounded by place, actors and activities. Spradley’s notion of situation
(ibid.) may serve as a guide for engaging in participant observation. Space relates
to the physical place or places (including physical surroundings, social atmo-
sphere, objects, furniture and decor). Actors relate to the people involved in the
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situation (who are present) and activity to a set of related acts (e.g. communica-
tion, health professionals supporting patients with daily hygiene and shared deci-
sion-making) people do. Applying these three aspects of a situation to participant
observation in an HTA also emphasises the importance of not only defining the
relevant situation for the HTA, but also of following the informants in and through
different social situations. Thereby, the researchers can learn how the patients’
experiences, views, perceptions and preferences change with situation, context
and time. Participant observation thus refers to a strategic effort to take part in,
observe and systematically register people’s lives on their own premises in differ-
ent social situations. What the researchers observe, sense and thereby come to
know (Wolcott 1994) depends, therefore, on the nature of their participation, the
place they are allotted in the empirical context and the social situations and activi-
ties they engage in.

12.4.4 Observations

Participant observation can of course focus more on observation than on participa-
tion or vice versa, depending on the specific HTA or research project. Even though
observation may be the main activity of the researcher, he or she is always also and
simultaneously a participating actor (whose participation also needs to be observed
and documented through careful note-taking.) Qualitative and ethnographic
researchers point out that little attention had been given to the ‘fine art of observa-
tion’ (Tjora 2006, p. 431) and that conducting observations of good scientific qual-
ity requires training and systematics. Therefore, we want to pay closer attention to
observation. Observation methods are useful because they enable the researcher to
explore what people actually do (and forget to tell the researcher about), social
interaction and communication (who interacts and communicates with whom) and
to register how much time is spent on various activities (Kawulich 2005). What to
observe always (like other data generating methods) depends on the aim of the
study. Observation is a fundamental method in producing knowledge and sound
scientific research to inform HTA about patients’ experiences. Observation does not
mean merely to watch, see or look at something—but also includes other senses
such as smell, taste, hearing and touch. It nevertheless requires methodological
reflections about from where, what and how the researcher observes (or senses), and
the researcher’s aims (Wolcott 1994). For that reason, the preparation of an observa-
tion guide may be just as important as preparing an interview guide. Such a guide
can support the researcher to strategise carefully about what to observe, with what
purpose and from where (activities, surroundings, symbols, social interactions,
who-does-what, etc.) The researcher may, for example, first apply an open observa-
tion strategy to provide a broad-spectrum insight into what is going on in a particu-
lar health technology setting and the characteristics of the setting. Thereafter, one
may apply a more focused strategy by observing particular social situations includ-
ing the interplay between places, actors and activities (ibid.).
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12.5 Interviews

In the production of an HTA, it may be of great relevance to interview patients, rela-
tives, health professionals and other stakeholders. Interviewing is an important
research method in exploring how patients articulate experiences, perspectives, atti-
tudes, needs and desires in relation to a specific health technology (Chap. 4).
Conducting an interview is—as participant observation—closely related to the
researcher’s research interest and scientific background, including his or her philo-
sophical, epistemological and theoretical approach. Whether the researcher conducts
the interview as a ‘face to face’ individual interview, a focus group interview or using
telephone or Skype, chatroom, Facebook or questionnaire interviews (when com-
pared to informal conversations), the HTA researchers always has a specific purpose.
In order to perform an interview, the researcher may use semi-structured guides; con-
versational techniques around a theme, a picture, a photograph or a video; or open
unstructured interviews, which may take the form of a sickness or life history inter-
view (Spradley 1979, Denzin and Lincoln 2011). Interviews may last for a short
period of time, for instance, 10-20 min, or they may last for hours (Jeppesen et al.
2015). In an ethnographic study, an interview can also be seen as participant observa-
tion, and there is not a clear-cut boundary between the two methods. In the course of
the fieldwork and while spending time with the informants, the researcher engages in
informal and formal talk with the informants about what they are doing and thinking.
The researcher both observes and takes part in and (more or less) guides the interview
and notes down details about the social situation of the interview and context, includ-
ing the atmosphere, the setting, the actors and the activities. Interviews are forms of
social interaction, where the patient and the HTA researcher both engage bodily in the
dialogue. Therefore, the researcher needs to observe simultaneously since the digital
recorder only captures the conversational exchange (Tjgrnhgj-Thomsen and Whyte
2008, p. 107). And conversely, participant observation does not exclude conversations
and interviewing. Rather, it is part and parcel of any conversation. In the following we
focus on the ethnographic interview as a specific kind of qualitative interview.

12.5.1 Ethnographic Interviewing

An ethnographic interview can be understood as a speech event, sharing features
with a friendly conversation. Skilled ethnographers often generate most of their
empirical material through participant observation and casual conversations while
perhaps introducing a few ethnographic questions (Spradley 1979, p. 58). Although
we may understand an ethnographic interview as a conversation, sharing some of
the characteristics of other forms of everyday conversation, the ethnographic inter-
view has an explicit purpose coming from the researcher. As a speech act, it has its
own specific agenda, where, for instance, repetitions and asking questions are an
integrated part (Spradley 1979, pp. 55-57).
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12.5.1.1 Ethnographic Questions

In order to maintain focus in the interview, it may be relevant to create an interview
guide. We suggest that such a guide is based on Spradley’s description of the ethno-
graphic interview (ibid., p. 67). In relation to interviewing in HTA, we suggest the
list may include the following components.

Components in the Ethnographic Interview
1. Greetings and establishing a friendly and balanced relationship with the
patient
2. Explaining the purpose of the interview and the agenda
3. Providing ethnographic explanations
4. Raising descriptive questions (Spradley 1979)

12.5.1.2 Descriptive Questions

Spradley divides descriptive questions into five major types of questions: grand
tour, mini tour, example questions, experience questions and native-language ques-
tions (ibid., pp. 86—87). In HTA with a focus on patient involvement, we suggest
that the first four types of questions are relevant.

12.5.1.3 Grand Tour Questions

Typically, grand tour questions ask the person to generalise, including patterns of
events, typical situations and typical subjects. These questions often start with
phrases such as ‘Could you describe ..., for example, ‘Could you describe a typical
day at home using your telehealth app?’ or ‘Could you tell me about how you usu-
ally contact the nurse’ (ibid., p. 87).

12.5.1.4 Mini Tour Questions

When the patient engages in answering, commenting on and discussing grand tour
questions, a richness of description will often open up for an in-depth investiga-
tion of more detailed aspects of experience (ibid., p. 88). If the HTA researcher,
for instance, asked the patient during the grand tour ‘Could you describe a typical
day at home using your telehealth app’, this could lead to a mini tour question,
such as ‘Could you describe how you used your telehealth app yesterday?’. Grand
tour and mini tour questions are in many ways similar to each other. The differ-
ence is that mini tour deals with smaller units of experience than grand tour
questions.



12 Ethnographic Fieldwork 157

12.5.1.5 Example Questions

In some HTASs the grand and mini tour questions will be sufficient. However, using
phrases such as ‘Could you give me an example of what you do if your telehealth
app does not work?’ may often be very helpful to make the patients tell more and
even narrate their answers.

12.5.1.6 Experience Questions

In most HTAs concerned with patient involvement, the researcher or the patient will
be interested in talking about their experiences with a treatment, a new device,
symptoms, etc. The researcher may, for instance, open such a dialogue by saying
‘Could you describe how you feel about using the telehealth app at home four times
per day?’ or ‘Could you tell me about how you experienced the information session
about the app at the outdoor clinic?’

Summarising, the ethnographic interview always depends on contextual dimen-
sions, such as the interview setting, the behaviour of the interviewer, the responses
from the interviewee, the interview length and the positions and roles undertaken by
the interviewer and the interviewee. Furthermore, it is important to consider that it
is perhaps through the interview the patient becomes aware of his/her emotions,
views, needs and life challenges and puts them into words. Therefore, the knowl-
edge produced through ethnographic or other kinds of interview is co-constructed
knowledge based on and through the researcher’s intervention.

12.5.2 Recording of an Interview

The researcher can choose between a range of techniques to record the interviews.
In most cases the interview will be recorded in a digital form. This way of preserv-
ing an interview gives the researcher an opportunity to engage in the actual inter-
view situation with full attention. Furthermore, it is important that the researcher
also take field notes (see the next section).

12.6 Field Notes

In the course of fieldwork with participant observation and ethnographic interviews,
experience and observation are recorded and stored as field notes. Field notes are
the researchers’ thick descriptions of social situations including description of
places, actors and activities and a record of what people say and do. Field notes are
thus part of the empirical material that subsequently becomes the object of analysis,
and they often provide good cases or illustrations for the analytic points in the HTA
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assessment report (Tjgrnhgj-Thomsen and Whyte 2008, p. 109). It is not always
possible to take comprehensive notes during the participant observation or inter-
view situations. Often the researcher may only have time and space for scratch notes
or writing down keywords and memos. However, later it is important to write a full
and coherent account of the situation. Taking notes is also an important tool for
critical reflection. When rereading the notes, the researcher may ‘discover that there
are aspects that she must ask about in greater depth at a later point’ (ibid., p. 112),
or the notes may spark ideas for theoretical and analytical work. It may also be use-
ful to distinguish between three forms of notetaking (Bernard 1994):

(1) Descriptive notes, where the researcher makes thorough and uninterpreted
descriptions of the setting and the people under study, including what people do
and say. These notes are used in making ‘thick descriptions’.

(2) Methodological notes, in which the researcher registers and reflects on whether
the chosen methods prove relevant or useful in the HTA setting or not, and in
what ways and why they can be adjusted in the course of the study. These notes
may be part of the empirical material (HTA material); they may enhance method-
ological reflections and knowledge and help to create transparency and validity.

(3) Analytic notes, which concern analytical concepts and theoretical ideas or per-
spectives that emerge during the fieldwork or interview and may be used in the
ongoing analysis.

12.7 Considerations on the Analytic Process

In ethnography and qualitative methods, the analysis begins during the fieldwork
(Atkinson 2015, pp. 14-15). It is, for example, through taking and reading field notes
that ideas for the analysis and sense-making surface. Thus, in ethnographic research,
analysis and data collection are interlinked. The analytical work requires that the
researcher reads through the material (transcribed interviews and field notes) several
times to get an overall impression of what is at stake, identifies the predominant
themes and becomes familiar with the diversity of the empirical material. The
researcher engages the empirical material by sorting, organising and coding it with the
purpose of developing and conceptualising more general cross-cutting themes. This is
often referred to as a thematic analysis in which you link, compare and contrast
themes across the ethnographic material. The identification of themes is driven by the
research or HTA questions and theoretical interests, but in the process it is crucial to
include unexpected or contradictory themes and findings, make comparisons between
findings from other studies and bring them in dialogue with relevant theories. Writing
is an integral part of the analytical work beginning with transcribing interviews and
writing down field notes to create a coherent text or story. In the process, the researcher
tries to relate themes to one another and develop general statements, new concepts and
analytical points, most often in dialogue with theoretical perspectives (Emerson et al.
1995). As we mention below, the analytical work is—as part of the knowledge pro-
duction—reductive and selective. It is also a process of generalisation, for instance, by
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identifying and conceptualising some general principle concerning the phenomenon
in question (Sharp 1998). This means that the generalisation that is a result of an eth-
nographic study or other kinds of qualitative studies is analytical or theoretical and not
empirical (ibid.). The analytical generalisation implies that the findings from a par-
ticular study may be relevant or transferable to other contexts.

12.8 Discussion: The Production of Knowledge

Patient involvement as the concept is defined in this book (Chap. 1) is, as we have shown,
an unavoidable and integrated part of ethnographic fieldwork. Patients are persons with
particular experiences of illness and health technologies and experts in their own particu-
lar life situation. Patients’ expertise on their own lived experiences is crucial in research
and HTAs. This particular understanding of involvement does not, however, free the
researcher from having to take a critical and reflexive discussion about the notion of
patient involvement. It is, for instance, important to keep in mind that patients do not
form a homogenous group and may have diverging interests and positions including as
experts in their disease or representatives of a disease, a handicap or a disability. Therefore,
patient involvement implies questions such as: What is meant by the notion of patient?
Who involves whom and for what reason and under which circumstances? What are the
implications for the knowledge production of the actual forms of involvement? (Chap. 3).
Furthermore, when reflecting on the notion of patient involvement, for instance,
regarding patient participation in the HTA process, it may be important to consider the
differences between patients’ and researchers’ contributions to HTA and thus the char-
acter of patient involvement in research (Chaps. 4, 5, and 8). We raise this issue,
because we sometimes meet the assumption that conducting interviews and participant
observation does not require special training and expertise compared to, e.g. statistical
or epidemiological research. The increasing popularisation of ethnographic and quali-
tative methodology combined with the drive for patient involvement may result in a
de-valuing of what a researcher brings to the field. Research, however, implies training
in systematic literature review, generating and collecting data, critical analyses, theory-
based interpretations and ethical and presentational considerations. Researchers may
of course use their personal experiences (also) as patient in HTAs, but the training as
researcher includes (besides theoretical and methodological knowledge) critical reflex-
ivity in relation to research activities, i.e. how experience, positioning, roles, identity,
perspectives and interests may influence the knowledge production (Chaps. 3 and 8).

12.8.1 Ethnography in Familiar Settings

Anthropologists have for long reflected on and disputed the challenges that may
arise when the anthropologist is studying part of the society, where he or she
belongs. This discussion is far beyond the scope of this chapter as it is closely
related to what has been termed the ‘repatriation of anthropology’, meaning that
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anthropologist increasingly have turned to study their own societies (Amit 2000). It
is, however, worth mentioning one important point in this debate. Researchers
working in settings and among people or issues with which they are familiar or have
prior knowledge need to be attentive not to take the familiar for granted, because
they think they know what is at stake. Thus, there is a risk that researchers who are
familiar with the setting forget, neglect or avoid to ask questions to what seem obvi-
ous, thereby leaving cultural or setting-specific notions implicit. It may, therefore,
be useful to position oneself as a potential not-knower and continuously interrogate
one’s own as well as the informant’s knowledge.

12.8.2 Transparency and Reflexivity

This final section discusses transparency and reflexivity in knowledge production
(Hastrup 2004). In particular, we draw attention to three aspects: critical conceptual
work, relational dimensions and the selective and reductive characteristics of
knowledge.

First, it is important to reflect on the use and meaning of concepts (ibid). When
a researcher, for instance, chooses to use the concept of patient preferences, it
means something different from choosing to use the concept of patient experi-
ences. The concept of patient preferences carries meaning connected to how
patients decide between different options of, for example, treatment, screening
and medicine (Chaps. 11 and 25), whereas the concept of patient experiences car-
ries meaning connected to views, thoughts and perceptions of the disease or the
use of the health technology. It is a concept far more diffuse in definition and
meaning than patient preferences. This means that the knowledge produced in an
HTA always also reflects the meanings inherent in the concepts used, whether it
is patient preferences or patient experiences or something else (Chap. 3).
Therefore, concepts, categories, terms and words have a constituting impact on
the knowledge product (Hastrup 2004). Also, the notion of technology needs to be
defined and described in an HTA, since not only cultural perceptions of technol-
ogy but also the nature of the particular technology (e.g. whether it is medical
equipment or rehabilitation) under assessment will influence the design and
choice of methods used.

A second and important aspect is the relational dimensions of knowledge pro-
duction. The Danish anthropologist Kirsten Hastrup states that knowledge ‘has
become - and must be—acknowledged (implicitly, at least) as relational, both in the
sense that it attaches itself to relations between people or between people and
objects and in the sense that it emerges within a dialogical field” (Hastrup 2004,
p. 456, original italics). The researcher gains knowledge, Hastrup suggests, by
engaging in social relations in the field (among the people under study) as well as in
the academic institution. That is the reason why knowledge can never be objective
in the classical meaning of the concept; it is always partial, positioned and situated
(Harraway 1988).
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Thirdly, Hastrup also makes another important point relevant for primary
research, HTA and knowledge production in general. She suggests that knowledge
is always both reductive and selective: ‘It is reductive because it renders empirical
complexity and messiness in clear, but therefore also more limited, propositions
about the world. It is selective, because for it to be knowledge it has to disregard
some information’ (Hastrup 2004, p. 256). A critical reflection and discussion of the
knowledge produced in HTA about, for instance, patients’ perspectives and experi-
ences needs therefore to address the reducing and selecting activities embedded in
the knowledge production. If, for example, a patient representative is participating
in an HTA, it is not enough that the patient representative makes reflections, the
researchers must reflect on to what extent and how the knowledge gained from this
individual representative represents a larger group of patients’ experiences with the
technology. The researchers must of course also reflect critically on the other stake-
holder’s perspectives in the course of knowledge production. In Chap. 3, Hansen
and Street discuss some of the different terms used in relation to patient involvement
in HTA including patient as experts, patient advocates or representatives of a dis-
ease and patients as consumers. The point is that each term incorporates assump-
tions about different patient roles that may be played out individually or in groups.
It is, therefore, important that the HTA researchers continuously raise a critical and
reflective stance towards the knowledge produced through, for instance, ethno-
graphic fieldwork, participant observation and ethnographic interviews. This
requires that the HTA researchers develop the necessary skills for undertaking eth-
nographic fieldwork.

12.9 Concluding Remarks

In this chapter, we have demonstrated how ethnographic fieldwork can provide
robust scientific evidence that provides important insights into patients’ experiences
of their illness or use of a health technology that may not be apparent from other
forms of research and so could contribute important new knowledge to inform
HTA. The ethnographic fieldwork design, participant observation and ethnographic
interviews are well-established, robust and solid research strategies and highly rel-
evant for different types of assessments of health technology: firstly, because ethno-
graphic fieldwork including participant observation and ethnographic interviews
challenge the dominance and the methodological limitations of only conducting
semi-structured interviews in obtaining patients’ experiences and perspectives; sec-
ondly, because ethnographic fieldwork optimises the possibilities for ethically
sound involvement of the patients; and thirdly, because ethnographic fieldwork can
provide nuanced, comprehensive and scientific insights to improve HTAs. It is cru-
cial to pay attention to how patients (and their caregivers) act, react and interpret
technologies. To explore patients’ perspectives is thus not to identify one ‘true’
perspective through an individual interview. Patients’ perspectives are emerging,
relational and shifting. Therefore, there is a need for enhancing methodological and
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epistemological reflections and discussions about future development of ethno-
graphic fieldwork in relation to HTA and patient involvement. The potential use of
ethnographic fieldwork including participant observation and ethnographic inter-
views will be highly relevant in relation to the assessment of new screening proce-
dures, telehealth solutions and collaboration between different sectors such as
hospital, municipalities and general practice. Furthermore, ethnographic fieldwork
would be of importance for exploring how technology is working in local settings.
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Chapter 13

Deliberative Methods to Involve Patients
in HTA

Jackie M. Street and Edilene Lopes

13.1 Introduction

This chapter argues for the use of deliberative methods to involve patients in
HTA. Deliberation refers to ‘communication that induces reflection on preferences,
values and interests in a non-coercive fashion’” (Mansbridge et al. 2010, p. 2).
Deliberative democracy or deliberative governance posits the notion that ‘policy
making requires spaces where different institutions, agencies, groups, activists and
individual citizens can come together to deliberate on pressing social issues’
(Hendriks 2009, p. 173). In HTA, deliberative spaces already exist in patient organ-
isations and in government advisory panels which include experts and in some cases
citizen or patient ‘representatives’. However, many patients still feel disenfran-
chised from systems which often appear to value clinical efficacy and cost-
effectiveness over patient wellbeing and which often marginalise patient voices
(Lopes et al. 2016). This chapter describes methods which aim to be inclusive of
patients’ preferences, values and interests by bringing a diverse group of patients
and/or patient representatives into informed deliberation to directly influence the
policy process. This approach differs from collection of patient views and experi-
ence through qualitative approaches in that patients act as active participants in the
policy deliberation. The chapter first introduces some elements of good deliberation
and deliberative democratic theory that are pertinent to the argument and presents
some involvement methods based on this theory. Current and potential involvement
of stakeholders in HTA deliberation is mapped. The methodological and philosoph-
ical elements are then examined for their potential applicability to patient involve-
ment in HTA.
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13.2 Deliberative Inclusive Methods

A range of deliberative inclusive methods or ‘mini-publics’ have been developed in
the last 50 years in response to shortcomings in the capacity for representative
democracy to address the needs of disadvantaged and marginalised groups and in a
parallel attempt to improve shortfalls in decision-makers’ understanding of com-
munity values and perspectives (Ozanne et al. 2009). Goodin and Dryzek (2006)
describe mini-publics as ‘small group deliberations composed of ordinary citizens
designed to be groups small enough to be genuinely deliberative and representative
enough to be genuinely democratic’. Such methods are an attempt to operationalise
the tenets and intent of deliberative democratic theory. Deliberative democracy,
itself, is a recent development in democratic theory in opposition to a ‘rational
choice/aggregative’ account of democracy (Bohman and Rehg 1997). Despite the
diversity in the methods, scholars generally agree that all methods are designed to
capture the views of multiple stakeholders in the decision-making through reasoned
informed debate about policy options. Deliberative inclusive methods move beyond
simple debate in that there are no winners or losers in deliberation and the overall
aim is to arrive at a consensus decision, that is, the process is collaborative rather
than adversarial (Paul et al. 2008; Hodgetts et al. 2014; Street et al. 2014).

Fishkin (Fishkin 2009) describes mass democracy (which generally is a rational
choice/aggregative model) as public consultation on people’s ‘top of their head’
opinions, whereas deliberative democracy would include discussion of topics
among citizens under ‘good’ conditions. In this sense, deliberative democratic mod-
els, which employ these methods, are desirable because they allow people to con-
sider policy issues in depth and in relation to both the evidence and the potential
consequences to others rather than only from an individual viewpoint. In addition,
deliberative inclusive methods, which support discussion of policy topics according
to set rules, can act to ensure high-quality measured debate in the public realm.
Consequently, used appropriately, deliberative inclusive methods can legitimise
contentious policy decision-making (Bohman and Rehg 1997; Dryzek 2000; Fishkin
2009). Since health matters touch the lives of citizens in a very personal way, HTA
frequently strays into areas of contentious policy decision-making where good
deliberation can be essential for policy success.

13.2.1 Principles of Good Deliberation

Taking Fishkin’s model (Fishkin 2009) as an example, quality deliberation requires
several elements shown in Table 13.1.

Therefore, normative accounts of good deliberation dictate the inclusion of a
descriptively representative and diverse range of voices from the affected popula-
tion. That is, as far as possible, the participants should be chosen to reflect the range
of opinions held by the broader population on the issue under discussion. In addition,
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Table 13.1 Required elements for quality deliberation (Fishkin 2009)

Element Description

Information Access to reasonably accurate information relevant to the issue

Substantive balance Arguments are offered in a balanced range of perspectives

Diversity Major positions in the public represented by participants in the
discussion

Conscientiousness Participants sincerely weigh the merits of the arguments

Equal consideration Where arguments offered by all participants are considered on the
merits regardless of which participants offer them

the participants should be exposed to a broad view of the evidence which partici-
pants can challenge through interaction with experts. Both elements are important
so that the participants are exposed to a range of views born of research-derived
evidence and personal experience. The deliberation should be facilitated by an inde-
pendent facilitator whose purpose is to ensure that all voices are heard, to strive for
balanced evidence presentation and to guide the group as far as possible towards
consensus (Street et al. 2014). These factors are linked to the principles of quality
deliberation (Table 13.1), particularly information, substantive balance and
diversity.

Deliberative democratic theory (which underpins these methods) suggests that,
in order to have sound and undistorted consideration of the issues, participants in
the process need to come to the forum with an open mind, that is, they are ready and
willing to engage with the evidence and diversity of experience and, if necessary, to
shift their own views (Bohman and Rehg 1997; Dryzek 2000; Fishkin 2009). This
relates to two other factors of quality deliberation: conscientiousness and equal
consideration.

Therefore, vested and ‘partisan’ stakeholders are usually excluded from delib-
erative forums since there is a danger that they may skew the debate. A partisan or
vested stakeholder is someone with strongly held beliefs on a topic who is unable or
unwilling to shift in response to compelling evidence or alternate views and/or has
a vested interest in the outcome of the decision-making (Chap. 3). This includes
those individuals:

1. Representing or identifying strongly with a group which holds strong views, e.g.
patient advocate, clinician advocate or health technology developer lobbyist

2. With vested financial interest, e.g. industry lobbyist and in some cases
clinicians

3. With strongly held views due to personal experience or because the decision will
have a major impact on their lives, e.g. caregivers and patients

An individual in the first group may experience a shift in personal opinion as a
result of their exposure to the deliberation, but may not be able to shift the perspec-
tive they display publicly because of their sense of loyalty or duty to the stakehold-
ers they represent. Individuals in the second group may be less or more willing to
shift based on their financial stake in the debate. Individuals in the third group,
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notably caregivers and patients, may be more flexible in their willingness to shift
their attitudes depending on the nature of the impact; for example, some technolo-
gies may be life-saving.

13.2.2 Principles of Democracy

Fishkin (2009) defines democracy as requiring four basic principles: political equal-
ity, deliberation, mass participation and non-tyranny (of the majority or the minor-
ity). Different models of public participation in democratic systems require
trade-offs between these four principles. According to Fishkin (2009), there are four
distinct ways in which democracy can be delivered (some models are more akin to
mass democracy whereas others are closer to deliberative democracy):

e Competitive democracy (through competitive elections)—in this model, indi-
vidual preferences count, but there is no place for mass public participation in
public decision-making. This is, in part, because there is a fear that participation
from the mass public, with raw (variably informed) opinions, could result in
tyranny. This model reflects the current democratic system of representative
electoral voting.

 Elite deliberation—where decisions are filtered through an elite or expert group
which is not usually representative of the broader population. In this model,
quality deliberation and non-tyranny are valued, but little value is placed on
political equality or mass participation.

* Participatory democracy—where direct consultation with the public (and hence
political equality and mass participation) is valued, but there may be less oppor-
tunity for deliberation, and therefore it could result in tyranny.

* Deliberative democracy—which focuses on a combination of political equality
and deliberation. The typical public involvement process for this model is micro-
cosm deliberation, also called a mini-public, in which a descriptively representa-
tive sample of the population can take part. As such, although tyranny is unlikely,
there may be limited opportunity for mass participation.

13.2.3 Patient Involvement in Deliberative Methods in HTA

Based on Fishkin’s work, it is possible to chart the different models of public par-
ticipation, including patients, in HTA as shown in Fig. 13.1.

In HTA, representation of patient views through patient representatives would
fall under the elite deliberation end of the spectrum (i.e. a ‘select group’) with or
without exposure to the views of people outside the patient group. In the first sce-
nario (top right of the figure), patient representatives sit on panels of experts
which deliberate on information provided through systematic reviews of evidence
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Deliberative Informed Public/Patient Opinion

Deliberative 1 Elite
Democracy Deliberation
Mas_s_ ) < > Select group
participation
Participatory Elite Patient
Democracy Representation
A

Variably Informed Public/Patient Opinion

Fig. 13.1 Patient/public participation in HTA

relevant to a technology. Such patient representatives are usually broadly repre-
sentative of ‘patients’. They may bring their own personal experience to the dis-
cussion or may act to synthesise and channel the voices of patient groups
associated with the particular technology under discussion (Lilly 2009). In the
second scenario (bottom right of the figure), patient representatives from patient
organisations advocate on behalf of particular groups of patients (Rabeharisoa
et al. 2013). Participatory democracy (bottom left of the figure) potentially
involves patients from across the patient spectrum including patients who sit out-
side organised patient groups and those using public health technologies, such as
screening tests or vaccines. In some cases, although systems may be potentially
broad in their involvement, poorly funded and designed systems may preclude
non-aligned patients from being involved (Lopes et al. 2016). Deliberative inclu-
sive methods emerge from the democratic pathway described in the top left quad-
rant, albeit with a small group selected to represent the broad mix of population
views rather than community-wide deliberation (although this may follow on
from the dissemination of forum recommendations). Deliberative forums or mini-
publics with a small group offer an informed inclusive way of incorporating
patient voices into decision-making in HTA. Mini-publics include citizen juries,
consensus conferences and citizen councils. These are usually small diverse
groups of 12-40 people brought together to consider a contentious issue, for
example, whether public funds should be allocated to a technology or, more
broadly, what values should underpin funding such decisions.

Mini-publics have been rarely used directly in HTA, and where this has
occurred, the focus has been on the participation of citizens rather than patients
(Menon and Stafinski 2008; Barham 2012; Stafinski et al. 2014a, b). However,
Paul et al. (2008) recruited prospective patients in their study which examined
public opinion on the use of breast mammography for detection of breast cancer
in women aged 40-50. In addition, mini-publics have been used to inform health
policy in other areas where the public may be seen as prospective patients or exist-
ing patients as well as non-aligned citizens, for example, in the distribution of
vaccine in a pandemic (Braunack-Mayer et al. 2010), in the development of a
biobank (Burgess et al. 2008) or in the funding of new technologies (Dunkerley
and Glasner 1998; Chafe et al. 2010).
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13.2.4 Including Patient Views and Experience in Deliberative
Processes

In some jurisdictions (e.g. Public Partners in the Scottish Medicines Consortium), it
is common for patient representatives to present patient views and experience for
consideration in an elite deliberative HTA forum of clinical, economic and policy
experts. However, there is usually little opportunity for patients and patient organ-
isations to engage in their own deliberation before presenting this information. If
such deliberation were supported, it might permit better identification of priorities
across a patient group.

Patient views may also be considered in the evidence presentation for delibera-
tive methods involving non-aligned citizens (mini-publics). For example, represen-
tative patients or patient advocates may be asked to present their views and
experience to a mini-public as part of the evidence needed for citizens to make a
balanced decision even while they may be excluded from sitting on the forum itself
(Stafinski et al. 2014a, b). This bears examination within the context of deliberative
democratic theory and application of deliberative methods to patient involvement in
HTA. For example, equal consideration is a key element in deliberative democratic
theory, and confining the involvement of patients to the elicitation of patients’ per-
spectives for presentation to a deliberative forum of citizens may compromise this
focus. In addition, the views of one or a very small number of ‘representative’
patients may not adequately represent the patient experience at large.

An alternative to this is the use of parallel deliberative forums with a range of
stakeholders including patients. This was the basis for the ASTUTE project, a pro-
gramme of multi-stakeholder engagement around questions of public funding for
health technologies deemed to deliver little or no health gain for their cost (Watt
et al. 2012). Within the ASTUTE project, Hodgetts et al. (2014) reported the use of
multiple deliberative engagements with groups of patients, clinicians and commu-
nity members in the case study of public funding for assisted reproductive technolo-
gies (ART). The findings from the different groups fed into each other in a second
round of deliberation with all the findings funnelled through a final round of a citi-
zens’ jury. One of the complexities encountered was the difficulty in recruiting
patients who had been ‘unsuccessful’ in their ART journey in part because it might
be considered unethical to do so but also because these patients were reluctant to
engage. Difficulties in recruiting appropriate patients are present in all areas of
patient involvement in HTA but may be most marked in those methods which
require a longer time commitment or where the engagement is physically or men-
tally taxing, even where involvement is financially supported.

Herbison et al. (2009) took a more focused approach. In their study, a ‘citizens’
jury’ model was used to explore patient views in developing research priorities in
urinary incontinence. The women were not necessarily ‘patients’ since only half of
the group had sought treatment but were rather ‘women living in the community
with urinary incontinence’. As with the ART study reported above, Herbison et al.
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(2009) also described the difficulty in recruiting a diverse group of patients with a
range of experience with a particular health condition.

13.3 Ethical Issues in Involving Patients in Deliberative
Methods

Involving patients in HTA may be challenging. In particular, it may be difficult to
capture the experience and views of patients with rapidly progressing conditions,
with conditions in which the patient’s ability to communicate is challenged or with
conditions where patients need constant ongoing support or where they are often
unwell. In the case of deliberative inclusive methods, participants may be required
to attend for 1-2 days in order to allow effective informed deliberation with others.
This may not be possible for some patients and caregivers.

Similarly, face-to-face discussion of life-changing or life-saving technologies
may be particularly taxing for many patients. In the case of individuals recruited for
the ASTUTE study, patients currently undergoing or intending to undergo assisted
reproductive technologies were excluded from recruitment as were patients who
had undergone such procedures less than 2 years before (Hodgetts et al. 2014). This
approach was intended to ameliorate the potential distress to participants.

13.4 Strengths and Limitations of the Method in HTA

Deliberative inclusive methods are usually considered time-consuming and expen-
sive although truncated juries as described in Street et al. (2014) may be of compa-
rable cost to alternative quantitative or qualitative methods for inclusion of patient
views and perspectives in HTA. The strength of deliberative inclusive methods lies
in their close alignment with the policy process, in the ability to involve a diverse
group patients (and/or citizens) in an informed process which reaches for a consen-
sus policy outcome and in the capacity building and empowerment for citizens
inherent in the process. In an era when trust in government is eroding (Dalton 2005),
the use of deliberative methods to involve patients in policy development may go
some way to rebuilding community confidence.

However, government and commercial confidentiality which characterises the
HTA process may impede conduct of a fully informed deliberative process.
Frequently, there is considerable information which is not in the public domain, and
potentially none or only some of that information will be made available to partici-
pants in a deliberative forum. In this circumstance, the consequence is that partici-
pants will not have the full detailed picture for their decision-making, and this
information may be considered crucial by governments in making the decision.
Clearly this would limit the credibility of the deliberative process in the eyes of
policymakers.
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Deliberative democratic theory emphasises the importance of clear pathways
between the forum recommendations and influence in the policy sphere. Even with
direct engagement with governments or decision-making bodies, influence may be
lacking. Government involvement in any activity that includes a community involve-
ment component is inherently risky. Certainly a government may not wish to be
linked to findings that it does not wish to be seen to sanction. Finally, because of the
small number of community members usually involved in these methods, many
policy advisors and politicians may display ambivalence about the involvement of
community in decision-making through deliberative forums.

13.5 Conclusions

Deliberation in which participants have access to accurate and substantive informa-
tion relevant to the discussion and conscientiously consider the merits of the argu-
ments and evidence presented is an essential part of the HTA process. What may be
lacking in some jurisdictions, where patient and citizen involvement is tokenistic, is
the diversity of views reflecting the range of patient experience. Deliberative inclu-
sive methods which include patients and caregivers deliver that diversity. Perhaps
even more importantly they offer a potential resolution for contentious value-laden
decisions in HTA. In particular, they can provide the rationale for patient- and/or
public-informed recommendations which may differ to those provided by elite
deliberation. To date, the methods have been rarely used to fully involve patient and
caregivers in the HTA process. Areas in which their use might be most beneficial
include public funding for emerging high-cost cancer medicines, prostate and bowel
cancer screening programmes and the delivery of ‘smart’ technologies which allow
the elderly to remain at home for as long as possible. For quality deliberation to
occur in HTA, substantive inclusion of the perspectives of patients and caregivers is
essential. Deliberative inclusive methods which include patient/caregiver forums
potentially offer the ‘gold standard’ in this respect.
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Chapter 14
Analysis of Social Media

Jackie Street and Lucy Farrell

14.1 Introduction

The Internet has become a widely used resource for patients living with a range of
health conditions. Social media technologies enable patients to interact with others
with similar conditions for the purposes of sharing information, advice and support
irrespective of time or location (Colineau and Paris 2010; Walther and Boyd 2002).
Online communities are used by diverse patient groups including those with chronic
diseases such as cancer and diabetes, mental health disorders, rare conditions, and
stigmatised illnesses, as well as carers (informal caregivers) of these patients.
Analyses of patient interactions on social media offer new (and as yet largely unre-
alised) opportunities for patient involvement in HTA, including to collect popula-
tion perspectives on broad health-related issues and to connect with patient
experiences. This chapter explores the use of social media analysis for providing
patients’ perspectives and experiences in the HTA context. It discusses the possible
applications of social media analysis to inform HTA and reflects on methodological
and ethical considerations for researchers.

14.2 Use of Social Media to Elicit Patients’ Perspectives

Social media are web-based technologies which enable individuals and communi-
ties to generate, share and comment on content (Kietzmann et al. 2011). These
include social networking sites such as Facebook, LinkedIn, Twitter and
Instagram, as well as blogs, and discussion forums on websites or mobile phone
apps. These technologies have enabled the development of online patient
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communities where individuals can come together to give and receive informa-
tion and support. Studies of online patient communities demonstrate that these
interactions offer substantial benefit to patients in the form of emotional support,
access to health information, and help with treatment decisions (Moorhead et al.
2013; Wicks et al. 2010).

The use of social media to engage with citizen perspectives is becoming
increasingly common in the public sector (Magro 2012) as well as to gather the
views of the general public on health issues and interventions (Farrell et al. 2015;
Giles et al. 2015; Street et al. 2011). However, the analysis of existing social
media to engage with patient views or the use of social media to involve patients
directly in the development of health policy and practice has been more limited.
Social media analysis presents an opportunity for HTA researchers to gain
insight into patients’ treatment decisions and the real-time impact of health con-
ditions on quality of life. Additionally, it may increase understanding of patients’
experiences with particular technologies and provide patient views on how to
improve service provision. Online methods offer particular value in enabling
engagement with patient groups that may not be possible in other research set-
tings such as interviews or focus groups. This is especially the case for the
housebound, rare conditions or where geographical limitations may impede the
formation of more traditional patient organisations, as well as for sensitive health
issues.

A limited body of work has used social media analysis to deliver information
about patients’ perspectives and experiences for the purposes of HTA (Merlin et al.
2011; Street et al. 2008; Street et al. 2011). Since time is often short in the HTA
cycle, obtaining ethics approval, recruiting participants and conducting a rigorous
qualitative study with patients can be difficult. Social media offers opportunities to
conduct relatively fast, inexpensive and feasible qualitative research for gauging
patient experience with an existing technology or service (Merlin et al. 2011). It
may be less useful for explicating patient views about the value of new technologies
but may provide insight into the shared needs and values of a particular patient com-
munity (Street et al. 2008). Involving patients in HTA through a social media plat-
form is an inexpensive way of gauging patient views and experience and is
particularly useful for ‘hard-to-reach’ groups such as the housebound. It may also
identify issues which can then be explored in more depth through focus groups and
interviews with patients.

However, perhaps the real value of social media is that it can be an especially
good way of engaging with the particular expertise held by patients. As Hartzler and
Pratt (2011) indicate, a valuable aspect of patient expertise is the detailed under-
standing of the lived experience of a disease. Social media offers a platform in
which the conversation about priorities and experience around a health technology
can be led by patients rather than clinicians and researchers. Such conversations can
‘facilitate a natural expression of patient expertise and provide contextual detail’
(Hartzler and Pratt 2011, p. 13) which may be invaluable for HTA.
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14.3 Methods of Collection and Analysis

The ongoing development of social media platforms and constantly changing cul-
tural contexts of the Internet use defy attempts to comprehensively document
research methods for eliciting patients’ perspectives via social media. Instead, we
distinguish two broad methodological categories (observational and participatory),
each encompassing a range of possible approaches. Some methodological consider-
ations for each of these approaches are presented.

14.3.1 Observational Methods
14.3.1.1 Qualitative Approaches

Naturally occurring social interactions on the Internet provide a rich source of
data for researchers collecting patient views and experience to inform
HTA. Qualitative observational research methods for studying the interactions
and views of online communities have been termed ‘netnography’ (Kozinets
2010), in reference to the adaption of ethnographic research techniques to study
web-based communities. Kozinets (2010) describes the ‘complex dance’ between
Internet technology and culture which is driving major social change and which
can only be fully understood through ethnography (Chap. 12). Researchers
employing qualitative observational netnographic methods may do so covertly, by
‘lurking’ on social media platforms to observe and record interactions. These
methods depart from more traditional research methods for eliciting patient views
such as focus groups or interviews as the data obtained is not provided to the
researcher and the research participants may not intend, or even be aware, that the
data they created is being used for research purposes. Compared with other meth-
ods for eliciting patient views, observational online methods are uniquely unob-
trusive, owing to the lack of interaction between researcher and participant. These
features also make netnography a rapid and inexpensive method for collecting
data to inform HTA or at least to reveal particular issues and questions which
might then be explored further through direct interaction with patient
organisations.

The following procedures are suggested for qualitative observational netno-
graphic research (based on Kozinets 2010 and Elliott et al. 2005):

1. Selection of appropriate social media forum(s): this should be guided by (1) the
relevance of the forum to the research questions, (2) high ‘traffic’ of postings, (3)
many discrete participants, (4) detailed or descriptively rich data and (5) interac-
tivity (if required by the research question).

2. Data collection: as online data are often plentiful and easy to obtain, judicious
management of surplus data is an important consideration. Inclusion and
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exclusion criteria and data management procedures should be established in
advance of data download.

3. Analysis and interpretation: coding and contextualisation of data. Traditional
qualitative textual analysis methods such as thematic and discourse analysis are
transferable to data collected online (Hooley et al. 2012). However, as textual
interactions lack some social nuances, traditional analytic methods may need to
be adapted (Stewart and Williams 2005). Qualitative research software such as
QSR NVivo can expedite coding and analysis.

Providing a definitive method for searching for online blogs, discussion forums,
tweets or communities is difficult since the online environment is fluid and changes
rapidly. Some suggestions for locating patient interactions on social media are:

* Google searching using relevant keywords associated with a disease or condition
in association with a domain name, e.g. blogspot.com

e Searching with keywords inside relevant discussion forums associated with
advocacy or patient organisations

* Google searching using key terms describing types of social media (e.g. discus-
sion forum) in association with relevant keywords describing a disease
condition

e Searching within websites dedicated to patients with user-generated comment,
e.g. PatientsLikeMe (https://www.patientslikeme.com/), or within social media
platforms (e.g. Facebook).

Observational social media analysis to elicit patient views can provide access to
a diverse range of opinions and concerns. The methods can be particularly useful in
HTA for gathering patient views about sensitive health topics that may be rarely
spoken about in face-to-face settings, where patients may be difficult to recruit for
research purposes (Elliott et al. 2005). Additionally, these methods may be useful
where social desirability — that is, the expression of views at odds with the niceties
of social acceptability — might impede the diversity of views expressed (Farrell et al.
2015). The method allows the collection of real-time rich data of patient experience
over a long period rather than relying on recall. Some blogs record a patient’s expe-
rience over many years, for example, blogger Kerri Sparling has written regularly
about her experience of living with type 1 diabetes from the age of 26 (2005) to the
time of this publication (Sparling 2016).

However, there are issues with qualitative analysis of social media data which
need consideration: currently active social media users are concentrated in devel-
oped countries, in urban areas and in younger age groups (Poushter and Stewart
2016), and high prevalence diseases are more likely to be better represented. The
applicability of the experience of patients in other countries to the experience in the
country commissioning the HTA may be questioned, although evidence from pub-
lished journal articles often draws on such experience. To a degree, it can be argued
that the patient experience is a universal one.

Discussion forums attached to online media articles may be a useful source of
patient views for HTA particularly in disinvestment policy scenarios when a govern-
ment wishes to reduce or remove funding from an established technology or service
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(Street et al. 2011). However, owing to the anonymity of the online environment, it
may not be possible to verify the authenticity of the patient voices collected or
whether they are impartial from the influence of the health technology developer or
clinician groups. Despite the shortcomings, qualitative social media analysis can be
useful as a triangulation point with views gleaned from other sources such as peer-
reviewed journal articles, news media sources, surveys or face-to-face qualitative
research. Triangulation, which refers to the use of multiple sources, methods,
researchers and theories in a research project, is used to ‘overcome the intrinsic bias
from single-method, single-observer and single-theory studies’ (Denzin 1989,
p- 307) and, importantly for HTA, to assist the researcher in understanding complex
areas of policy and practice (Liamputtong and Ezzy 2005, p. 40). For example, in
attempting to gauge patient views, it is probable that people who engage with some
forms of social media, for example, extreme views expressed in discussion forums,
may not engage with traditional research approaches. Differences between the
sources may indicate potential areas for future research.

14.3.1.2 Quantitative Approaches

Some social media sources such as Twitter, Facebook and Instagram encourage
frequent, short postings which may be copious and individually offer little informa-
tional value for researchers concerned with collecting patient views. However, the
aggregation of many posts can generate important knowledge by providing a snap-
shot of views about topics of interest.

Large quantities of data can be collected from social networking sites via keyword
and phrase searching (for instance, via the Twitter Application Programming Interface:
https://dev.twitter.com/rest/public). Studies have employed quantitative analysis of
data from social networking sites to measure political sentiment (Barbosa and Feng
2010) and to gather information and gauge public concerns about health issues such
as the HIN1 influenza pandemic (Chew and Eysenbach 2010) and community under-
standings of wellness (Martz 2015). Analysis of social network data can be performed
manually or can be automated (Pak and Paroubek 2010). This offers potential for
HTA researchers to monitor sentiment about a given issue in near real time as well as
allow changes in opinions over time to be identified via longitudinal analysis. These
methods offer significant time and cost advantages over tracking changes in opinions
through more traditional opinion research methods, such as surveys.

14.3.2  Participatory Methods
14.3.2.1 Qualitative Approaches
Online qualitative participatory methods, such as interviews and focus groups, are

online discussions which involve interactions between researcher(s) and participant(s)
in order to explore views, experiences and motivations around a particular topic.
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These methods involve the translation of traditional qualitative research methods to
the online environment (Hooley et al. 2012). As with traditional methods, these dis-
cussions can be structured, semi-structured or unstructured to enable participants’
greater or lesser control over the content (Gaiser 2008; Tates et al. 2009).

When conducted online, these discussions can occur synchronously (i.e. partici-
pants and researchers contribute to the focus group or interview in real time) or
asynchronously (participants and researchers can engage in the discussion at times
of their own choosing; Hooley et al. 2012; Stewart and Williams 2005). Synchronous
discussions typically use tools such as chat rooms, messenger services or video
applications such as Skype, which enable participants and researchers to interact in
real time. Asynchronous discussions tend to use discussion boards or forums, email
and social networking sites. There is a scope for overlap with these technologies:
“Twitter chats’, for instance, are synchronous moderated discussions which bring
participants together at a scheduled time to discuss a particular topic using a hashtag
especially designated for the event.

A particular form of the use of social media for patients’ perspectives which uses
participatory approaches is the compilation of prototypical patient stories. This
approach has been used by the Canadian Organisation of Rare Disorders (CORD).
CORD engaged with patients through its Facebook page to collect experiences with
new treatments and invited patients to submit their stories. These were then used to
compile a prototypical patient story which was posted online for validation and
comment (Wong-Rieger 2010). Social media may also be used to share surveys and
co-produced documents such as draft-completed submission templates for submis-
sion to assessment processes.

Online participatory qualitative research methods offer advantages over traditional
face-to-face approaches in terms of cost, time and flexibility for both participants and
researchers. As well, some of the imbalances of power that may occur in qualitative
research settings between researchers and participants can be reduced by conducting
research online (Seymour 2001). Online methods can therefore engender more egali-
tarian and participatory research than is possible through face-to-face methods. These
factors mean that online participatory methods may be particularly valuable for elicit-
ing patient views, especially where health conditions may pose challenges for face-
to-face communication. In particular, asynchronous methods offer patients the ability
to manage the timing and location of their participation in research projects. However,
these methods also pose challenges for qualitative researchers: recruitment of partici-
pants is limited by the demographics of social media users, and building rapport with
participants can be difficult in online environments.

14.3.2.2 Quantitative Approaches

Online surveys are perhaps the most obvious methods to collect patient views to
inform HTA. Surveys can be developed within social networking sites (e.g. using
Facebook or Twitter survey apps), using online survey software, or on blogs or
websites.
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The basic principles of survey design, including question development and sam-
pling, are consistent regardless of whether the survey is conducted online or in
another format. Online surveys enable views to be collected from large and diffuse
patient populations and offer a number of benefits over surveys conducted face to
face, on paper or via telephone:

* Data collection can occur quickly over a large geographical area.

e Online surveys are low cost, as interviewers are not required.

* Questionnaire design is flexible. For example, images, personalised questions
and complex question sequencing can be included.

» Easy for participants to use, as timing and location of participation can be man-
aged by participants themselves.

However, online surveys have some significant limitations including issues with
sampling and non-response bias (Evans and Mathur 2005). Despite rigorous recruit-
ment efforts, response rates may be very low (Mitchell et al. 2014). These issues
generally mean that online surveys cannot be considered representative of the views
of a given population, which is often a key objective for survey research. As such,
careful consideration should be given to the appropriateness of online surveys for
addressing specific research questions.

14.4 Ethical Considerations of Social Media Analysis
to Collect Patients’ Perspectives

Social media research presents unique ethical considerations. What is private and
what is public is central to ethical research practice; however, these lines can be
blurred for social interactions occurring on the Internet. This has implications for
the important research ethics issues of informed consent and participant privacy.

For participatory research using social media, informed consent and participant
privacy can be managed through the translation of traditional research ethics proto-
cols to the online environment. This may involve emailing study information and
consent forms to participants, prefacing surveys with a mandatory consent question
or posting consent forms and providing links to further information about the study
on Facebook pages, websites, blogs, etc. Participant privacy can be protected
through the use of pseudonyms self-selected by participants prior to participation in
the research or subsequently allocated by the researcher. Consideration may also
need to be given to ownership of data produced online, how these will be archived
and whether unauthorised access may be possible in the short or long term.

Ethical considerations are more complex for observational online methods.
Whether online interactions can ethically be used as research data without informed
consent hinges on whether social media interactions are considered public or pri-
vate. If publicly available, some researchers argue that social media interactions are
a legitimate source of research data akin to other forms of public media. Others
draw attention to individuals’ expectations of privacy in their participation in online
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communities and the distress that can be imposed by research ‘intruders’ (Eysenbach
and Till 2001).

Kozinets (2010) advocates a cautious approach to the private-versus-public issue,
including full disclosure of the researcher’s presence and intentions, obtaining informed
consent and ensuring confidentiality. This may occur prospectively by requesting per-
mission to observe online interactions and giving community members the opportunity
to withdraw from the social media forum for the period of the study or, retrospectively,
by contacting individuals in order to obtain their consent to replicate postings.

However, informed consent may be considered impractical or overly stringent
for discussions taking place in publicly accessible forums. Disclosing the research
project in advance of data collection may influence community interactions, while
seeking consent retrospectively may not be possible where posts are made anony-
mously or where contact details are not available. Further, informed consent is
likely to be impossible to obtain for quantitative observational data collection where
large volumes of data are analysed.

Covert observation of social media interactions may be appropriate in some cir-
cumstances, particularly where patient views about sensitive or rare health condi-
tions cannot be obtained through other methods. Where informed consent is not
possible, particular care should be taken to protect participant privacy through the
use of pseudonyms, composite quotes and suppression of the characteristics of the
social media site. Even with these measures, it may be possible to locate participant
details by tracing quotes in Google.

Considerations in social media research ethics should therefore be considered in
terms of the specific research context. Eysenbach and Till (2001) propose the fol-
lowing considerations to guide ethical online research practice:

» Intrusiveness: is the researcher a passive observer or an active participant in the
online community being researched?

e Perceived privacy: what are the community’s expectations of privacy?

* Vulnerability: how vulnerable is the community (e.g. support forums for victims
of sexual abuse or AIDS patients will be highly vulnerable)?

» Potential harm: as a result of the above, is the use of data for research purposes
likely to harm individuals or the online community?

Finally, the researcher must also consider the potential for backlash from the
online community and possible online harassment in retaliation for intrusion into
the community’s domain. Researchers may need to consider taking particular care
in which details they reveal about themselves in any online interactions.

14.5 Strengths and Limitations of Social Media Analysis
for HTA

Social media analysis can provide rich insights to inform HTA, by providing access
to a diverse range of opinions and concerns and by providing a depth and immedi-
acy of data which may be impossible in other research contexts. Online methods
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enable the collection of views which may be prevalent in the community but which
may not be able to be collected through traditional research methods due to partici-
pants’ moderation of the views they express in their interactions with others. This is
particularly pertinent to analyses of patients’ perspectives on embarrassing or stig-
matised health conditions, where the perception of anonymity and detachment from
social cues and consequences that can occur online (Suler 2004) may engender
more open and frank discussion of patient concerns. However, this ‘online disinhi-
bition effect’ may also present some challenges for social media analysis, as higher
levels of hostility or aggression may be expressed than would occur in a face-to-face
research setting. Careful moderation of the research process is therefore required in
order to reduce harm to participants.

Social media analysis and the use of social media platforms enable the involve-
ment of hard-to-reach populations in HTA processes. For example, patients with
rare diseases are often scattered geographically. Social media provides these patients
with a channel for their ‘voice’ and to ‘gather’ virtually.

The anonymity of the online environment can pose unique challenges for
researchers examining patient experiences. As the identity and personal character-
istics of social media users cannot be ascertained, it is possible for medically well
individuals to fake illness online (Pulman and Taylor 2012), or patients may delib-
erately or inadvertently adopt multiple identities in patient forums (Ann Single,
personal communication). It is therefore important for researchers analysing
social media to elicit patients’ perspectives to consider the legitimacy of the views
gathered. The use of online forums attached to recognised patient organisations
may increase the legitimacy of the data collection in the eyes of HTA
stakeholders.

The representativeness of views obtained from research conducted online may
also pose problems for researchers. The ‘digital divide’ may impede the collection
of views from people on low incomes, who are unemployed, living in remote areas,
with low literacy levels, of Indigenous heritage, or who are older, as these groups
are most likely to lack access to the Internet (Australian Bureau of Statistics 2016).
As ill health is socially patterned, the use of online methods to elicit patients’ per-
spectives may preclude the views of important patient groups.

14.6 Conclusion

Particularly in the case of ‘hard-to-reach’ patient groups such as those diagnosed
with rare diseases and embarrassing or stigmatised conditions, social media analy-
sis provides an invaluable opportunity to tap into patient experiences and perspec-
tives which may be extremely difficult to collect outside of this space. It is also a
rapid and inexpensive way of collecting rich in-depth data for more common condi-
tions such as diabetes, cancer and infertility. While there are important ethical and
methodological challenges involved with collecting patient views and experience
via social media, the increasing penetration of these technologies into everyday life
will increase the potential for using these tools to inform HTA.
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Chapter 15
Qualitative Evidence Synthesis

Andrew Booth

15.1 Introduction

Qualitative evidence synthesis, also known as qualitative systematic review, offers a
vehicle for presenting patients’ attitudes, beliefs and feelings as originally captured
by individual qualitative research studies. By aggregating or integrating views from
multiple studies, rather than a single study, the science of systematic reviews takes
steps to protect against allowing findings from an isolated study to overly influence
our understanding or even to lead us to omit important perspectives. This chapter
examines the wide range of uses to which qualitative evidence synthesis can be
applied within HTA (Ring et al. 201 1a, b) and introduces methods to identify, syn-
thesise and analyse patient narratives from the research literature. The chapter con-
cludes by briefly reviewing methods by which qualitative data might be integrated
with quantitative data from an effectiveness review.

The power of a single patient’s voice is not to be underestimated. However, as
each individual patient represents a composite of unique experiences, attitudes,
opinions and values, there is even greater power to be harnessed from numerous
patient accounts collected and interpreted through accepted methods of qualitative
data collection and analysis. In short, decision-makers are interested not simply in
an isolated perspective nor in a smoothed-out mythical statistical average (as in the
mythical family with 2.2 children) but in a wide and diverse range of experiences of
a shared phenomenon (Pluye and Hong 2014). This phenomenon of interest could
relate to perceptions and experiences of a particular health condition or, equally,
attitudes towards a specific intervention. Patients’ perspectives can be accessed via
qualitative research. Context-sensitive primary qualitative research can be con-
ducted to address a specific research question. However, the time and resources
required to plan and conduct primary research can prove prohibitive. One alternative,
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used by many health technology agencies, is to harness the collective richness of
multiple qualitative research studies within an evidence synthesis. Such an approach
starts from an implicit assumption, contested by others, that qualitative research
findings may be considered ‘transferable’ (Finfgeld-Connett 2010). In recent years
qualitative evidence synthesis (QES) has therefore become a flexible vehicle for
collecting and analysing the collective accounts of patients or health service users.

Why is ‘qualitative evidence synthesis’ the preferred term for what has been oth-
erwise labelled as qualitative meta-syntheses or qualitative systematic reviews? In
2011 the co-conveners of the then Cochrane Qualitative Methods Group settled on
this term to distance the emerging methodology from the dominant methods of sys-
tematic reviews of effects and to signal the potential of this group of methods for a
wider range of types of evidence. So, future ‘evidence’ might use these same meth-
ods of synthesis to incorporate patients’ perspectives from online bulletin boards or
narrated patient real-life experiences collected by interview (Healthtalk 2016).

While the incorporation of more diverse types of evidence remains aspirational,
the methodology of QES has enjoyed accelerated wide-scale development. In 1998
a landmark meta-synthesis sought to incorporate perspectives from 43 interpretive
research reports of the lived experience of patients with diabetes (Paterson et al.
1998). The review team explicitly sought to extend ‘the analysis of individual
research studies beyond individual experience to incorporate dominant system
beliefs and health system ideologies’ (Paterson et al. 1998). This intent is shared by
many current QES in seeking to produce a more nuanced understanding of how
patients interact within the context of health services and the professionals and sup-
port staff who deliver those services.

15.2 Eliciting Patients’ Perspectives in HTA

From their earliest years, QES in health care have offered a vehicle for otherwise
disenfranchised patient groups (Warr 2004; Booth 2016). As Toye and colleagues
observe: ‘Affirming a person’s experience and allowing an empathetic interpretation
of their story is not an adjunct [i.e. optional extra], but integral to care’ (Toye et al.
2013, p. e835). Recent examples of QES within an integrated HTA include those on
male obesity (Robertson et al. 2014), teenage repeat pregnancy (Whitaker et al.
2016) and prevention of postnatal depression (Morrell et al. 2016). The last two of
these HTA reports not only include qualitative synthesis components but extend to
ask ‘what works for whom under what circumstances’ using a specific methodol-
ogy, realist synthesis.

Health systems place increasing emphasis on the design and delivery of services
that are ‘patient focused’ (Hansen et al. 2011). In response to this imperative, com-
missioners of HTA, and of health services research more generally, may commis-
sion a review team to undertake robust secondary research to understand the diverse
experiences and perspectives of patients that can be assessed alongside quantitative
evidence of clinical and cost-effectiveness to inform health policy and clinical
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decision-making. In addition, QES addresses contemporary concerns about possi-
ble research waste.

Patient participation can also constitute a topic for QES in its own right. QES of
patient participation has examined patients’ feelings about ward nursing regimes
(Alexander 2006), participation in nursing care on medical wards (Tobiano et al.
2015) and shared decision-making in palliative care (Bélanger et al. 2011).

Mixed methods approaches to synthesis remain in their infancy; mixed methods
reviews may summarise quantitative (i.e. from a review of randomised controlled
trials) and qualitative (i.e. within a QES) data separately and then seek to integrate
the two types of evidence, or, alternatively, they may seek to review only mixed
methods primary studies (Heyvaert et al. 2016). In an example of the former,
Gagnon and colleagues have demonstrated that patient or public perspectives could
add important dimensions to the evaluation of health technologies, while cautioning
of a need for more systematic approaches to considering patient and public perspec-
tives in HTA (Gagnon et al. 2009).

15.3 Choosing an ~Appropriate Method of QES

Seven factors are important when selecting an appropriate method of QES (Booth et al.
2016). These factors, identified from the literature, can be organised under the mne-
monic RETREAT (Research Question, Epistemology, Time, Resources, Expertise,
Audience and Purpose, Types of Data) (Box 15.1). These are considered in turn.

Box 15.1 Considerations When Selecting a Method of Qualitative
Evidence Synthesis (RETREAT Mnemonic)

Review Question

Epistemology

Time

Resources

Expertise

Audience and Purpose

Type of Data

A key consideration when selecting a method of synthesis relates to the nature of
the Research question [R]. Will the research question share the same scope as an asso-
ciated effectiveness question, is it complementary or does it have a wider ambition?
Observers comment on two particular characteristics of question formulation for qual-
itative reviews; first, the review question is more a ‘compass’ rather than the ‘anchor’
associated with effectiveness reviews (Dixon-Woods et al. 2006b). As the HTA review
team follows up initial leads, they may unearth further lines of inquiry—in a similar
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way to inquiry in primary qualitative research. Secondly, an HTA review team may be
interested in qualitative data that extends beyond the experience of an intervention,
particularly as a health technology may be novel and qualitative research scarce. The
QES may have to examine patient experiences of a condition, both with and without
any intervention, and may consequently be broader in scope than the effectiveness
question (Lorenc et al. 2012). The case study on antimicrobial wound dressings in
Chap. 27 is one such HTA example where the literature search had to be broadened
beyond the original review question in recognition of a shortage of evidence. Where
the QES shares broadly the same scope as an effectiveness question, the HTA review
team can use an aggregative method of synthesis (e.g. meta-aggregation or thematic
synthesis without theory generation). However, if an HTA review team seeks to explore
qualitative aspects of an intervention at a more theoretical, conceptual level, then they
may prefer the greater freedom offered by an interpretive method such as
meta-ethnography.

Epistemological concerns [E] may hold comparatively lesser weight within a
pragmatic health technology assessment than they do in a thesis or similar academic
work. Is the type of knowledge being generated by the QES a generalisable theory,
or is it to be confined to specific points for implementation? The HTA review team
must stay sensitive to the epistemology that underpins each methodology when
making a selection (Barnett-Page and Thomas 2009).

Of more immediate concern for a review team when selecting a method for per-
forming a QES within the context of HTA is the triad of Time, Resources and
Expertise [T,R,E]. HTAs are frequently conducted within severe time and resource
constraints. HTA teams are commonly assembled from an existing pool of staff
within an institution. Less ambitious, and more easily acquired, methods of synthe-
sis, such as meta-aggregation, thematic synthesis and framework synthesis are more
amenable to a rapid approach. Realist synthesis accommodates its own specific
rapid variant—Ilabelled rapid realist synthesis (Saul et al. 2013). As HTA agencies
trade timeliness against rigour, a greater range of rapid QES variants is likely to be
developed.

Key within an HTA context are considerations of Audience and purpose [A].
Decision-makers favour methods that yield a clear link between findings and subse-
quent recommendations. Barnett-Page and Thomas observe that ‘the output of some
methods of synthesis (Thematic Synthesis, textual Narrative Synthesis, Framework
Synthesis, and ecological triangulation) is more directly relevant to policymakers
and designers of interventions than the outputs of methods with a more constructiv-
ist orientation...which are generally more complex and conceptual’ (Barnett-Page
and Thomas 2009, p. 9).

A final logistical consideration relates to the Types of data [T] to be synthesised.
Interpretive methods such as meta-ethnography require data that is conceptually
rich and contextually thick. Where qualitative data sources offer minimal data, as in
thin case study reports published in professional journals, the potential to undertake
a more interpretive exploration is compromised. Thin data is unlikely to be able to
sustain meta-ethnography. More superficial approaches, such as thematic synthesis,
may be indicated as appropriate alternatives.
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Given the potentially bewildering variety of choices, the most practical advice is
for an HTA review team to settle for thematic synthesis where the topic is poorly
theorised or where there is little consensus on prevailing theory. Thematic synthesis
offers additional merit given that thematic synthesis is a precursor to meta-
ethnography, and so this remains an open option should data prove rich and thick
enough to sustain this more interpretive process. Alternatively, where a field is well
theorised and one or more frameworks receive widespread recognition, this becomes
an indication for choosing a framework synthesis (Dixon-Woods 2011). Further
details on selection of an appropriate QES methodology within HTA are available
from the free online INTEGRATE-HTA guidance on this topic (Booth et al. 2016).

15.4 Undertaking a Qualitative Evidence Synthesis

While great variety exists in the overall methods available for qualitative synthesis,
Garside (2008) demonstrates that nine phases are common to most types of synthe-
sis (Table 15.1). Individual methods vary in the precise sequencing of these phases
and the degree of iteration required by each method.

The first phase of undertaking a QES parallels that for a quantitative systematic
review in requiring (1) development of a clearly formulated review question.
Whereas those conducting effectiveness reviews favour the PICO (Population,
Intervention, Comparison, Outcomes) format, those conducting qualitative synthe-
sis find it helpful to adopt a more relativist ‘lens’ (Stern et al. 2014). One question
format that is gaining in popularity in QES is Setting, Perspective, phenomenon of
Interest, Comparison, Evaluation (SPICE) (Riesenberg and Justice 2014).

For the above reasons, (2) scoping becomes a prerequisite second phase before
undertaking the actual review itself. Such scoping may involve identification of

Table 15.1 Comparison of the phases of a qualitative evidence synthesis and a systematic review

Qualitative evidence synthesis Systematic review

1. Development of clearly formulated Formulate the problem
review question

2. Scoping the literature

3. Formal identification of the relevant Literature search
literature
4. Initial assessment of study reports

Data extraction
Critical appraisal of studies (quality assessment)

5. Analysis and synthesis

6. Preliminary synthesis

7. Full synthesis Data synthesis

8. Dissemination Presenting results (writing the report)
9.

Throughout the process
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‘clusters’ of related studies that can be forensically pursued in order to add thicker
contextual detail and a richer conceptual understanding (Booth et al. 2013b). Data
sources may include pilot studies, feasibility studies and process evaluations as well
as ‘sibling’ qualitative studies that run alongside a higher-profile trial. Health
Services Research PubMed Queries (https://www.nlm.nih.gov/nichsr/hedges/
search.html) offers a rapid search facility for scoping qualitative research topics or
related topics of appropriateness, process assessment or quality improvement, using
a choice of either broad sensitive or narrow specific search filters.

Once the HTA review team has articulated the review question and set its con-
ceptual, logistical and terminological limits, the team proceeds to (3) formal
identification of relevant literature (Finfgeld-Connett and Johnson 2012). While
determining the actual population of studies for inclusion is no less important
than for an effectiveness systematic review, the underlying rationale may be
markedly different. An effectiveness review seeks to minimise bias by assem-
bling as comprehensive sample of the existing studies as resources allow.
However, for a QES, an HTA review team wishes to gain a holistic understanding
of the phenomenon of interest. The intent is configurative, rather than aggrega-
tive. To illustrate, an effectiveness review often seeks to demonstrate that an
intervention is effective on average for a general population. For a qualitative
synthesis, an HTA review team may be equally interested in those who find an
intervention unacceptable or those who receive less than the expected benefit
from the intervention. This interest in the ‘disconfirming case’ alongside other
sources of variation opens up a full array of methods of sampling from qualitative
research (Benoot et al. 2016; Suri 2011).

The unrivalled coverage of MEDLINE makes it a first port of call for most quali-
tative synthesis questions (Booth 2016). Admittedly retrieval of qualitative research
often proves more challenging given such factors as limited indexing, non-indicative
titles and abstracts (Dixon-Woods et al. 2006a) and the sheer predominance of
quantitative studies. CINAHL, with its focus on literatures where qualitative
research is more accepted together with its inclusion of theses and dissertations, is
also considered a primary source (Subirana et al. 2005). EMBASE, PsycINFO,
Sociological Abstracts and Social Sciences Citation Index (Web of Knowledge) also
feature prominently in QES search methods. When searching the UK literature,
these may be augmented by country-specific databases such as ASSIA and the
British Nursing Index and the Index to Theses (Stansfield et al. 2012). This may be
equally true for other geographic regions. Predesigned filters exist for retrieving
qualitative research studies from the four main international databases: MEDLINE
(Wong et al. 2004), EMBASE (Walters et al. 2006), CINAHL (Wilczynski et al.
2007) and PsycINFO (McKibbon et al. 2006). However, it may be equally useful to
use hedges of key terms associated with a particular perspective or phenomenon
such as patient involvement (Resource 2016b) or quality of life (Resource 2016a).
In several cases, a short list of qualitative terms has been found to perform compa-
rably to a more expansive list, possibly because multiple retrieval terms often occur
in the same abstract (Flemming and Briggs 2007; Gorecki et al. 2010). However,
this requires testing across a greater range of review topics and literatures.
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Certainly, it is important not to rely too much on conventional subject searching
of bibliographic databases but to use numerous supplementary techniques such as
backward and forward citation searching, handsearching of relevant journals such
as The Patient; Health Expectations; Value in Health; Social Science and Medicine;
Culture, Medicine, and Psychiatry; Research Involvement and Engagement;
Anthropology and Medicine; and Sociology of Health and Illness and contact with
authors and experts (Papaioannou et al. 2010; Greenhalgh and Peacock 2005).
Websites of national patient organisations may also yield useful information. The
case study in Chap. 27 on antimicrobial wound dressing offers a good example
where reliance on subject searches on bibliographic databases alone would have
seriously degraded the HTA response.

The fourth phase involves (4) an initial assessment of study reports. After pre-
liminary reading and re-reading, the QES team forms a picture of the literature and
how it is structured. Theories, either explicitly stated or implicitly referenced, start
to become apparent (Booth and Carroll 2015b). Such conceptual frameworks may
become a useful vehicle for data extraction through framework synthesis (Booth
and Carroll 2015a).

Next, (5) analysis and synthesis takes place. Constant comparison is used to
identify patterns and similarities across reports. Refutational findings must be rec-
onciled (Booth et al. 2013a). At this point quality assessment may be undertaken,
either using a single generic assessment tool or checklist or a battery of checklists
designed for individual types of study (Carroll and Booth 2015). The review team
considers the extent to which the synthesis and its findings are based on robust
qualitative studies (Carroll et al. 2012).

Preliminary synthesis (6) involves organisational procedures such as categoris-
ing, tabulation and the creation of mind maps. The review team explores relation-
ships both within and between studies. Full synthesis (7) may, in its simplest form,
be achieved through a process of thematic synthesis or, with greater interpretive
complexity, through translation of concepts and metaphors as undertaken for meta-
ethnography. Meta-ethnography seeks to interpret studies rather than simply aggre-
gating them, with the intent being to generate a new theory or ‘line of argument’ to
explain all the studies (France et al. 2014).

Considerations of the intended audience subsequently inform the methods cho-
sen for (8) dissemination. Exploratory methods of presentation include idea maps
and concept maps (Popay et al. 2006). The review team assesses the strengths and
limitations of the review itself and of the body of included studies. Optimally, all
stakeholders are consulted so that emerging findings become an organic product of
knowledge co-creation. However, it is not unexpected to find that stakeholders are
not able to recognise the synthetic findings from the interpretive process in their
entirety as they often possess only a fragmented, yet valid, perspective. Essentially,
therefore, a review team is substituting the authenticity of a single participant’s view
of the phenomenon with a more overarching interpretive account that attempts to
identify and reconcile multiple perspectives.

Throughout the process (9), the multidisciplinary team brings together their different
perspectives not for consensus, as is the case for multiple reviewers in an effectiveness
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review, but more for divergence and interpretive richness (Booth et al. 2013a).
Reflexivity, the facility of qualitative researchers to consider the impact of their own role
as researchers on the synthetic process and resultant product, is surfaced and discussed
(Newton et al. 2012). Notwithstanding the iterative and recursive nature of the qualita-
tive synthesis, it shares the requirement of systematic reviews more generally to docu-
ment methods and decisions to increase confidence in the findings (Benoot et al. 2016).

Recent years have seen attention focused on an additional stage in the QES pro-
cess, to make such reviews even more comparable to effectiveness reviews, namely,
the production of assessments of qualitative findings. The GRADE-CERQual sub-
group has developed a four-component approach that assesses individual review
findings for adequacy, coherence, methodological limitations and relevance (Lewin
et al. 2015). Assessments of the findings from a QES are designed to parallel the
strength of findings tables produced for GRADE assessments, whereby quantitative
findings have previously been assessed against four corresponding components.
Limited examples exist of the use of this CERQual approach within current HTA
processes (Morrell et al. 2016; Whitaker et al. 2016), but proof of concept has been
demonstrated for Cochrane and WHO systematic reviews.

15.5 Integration of Quantitative and Qualitative Data

Finally, integration of quantitative and qualitative evidence allows a team to pro-
duce evidence products to inform complex HTA problems. Approaches to integrat-
ing patients’ perspectives with effectiveness data can utilise one or more of seven
potential mechanisms:

1. Use a review methodology designed to handle both quantitative and qualitative
data (i.e. integration at a methods level). Realist synthesis seeks to identify and
then explore configurations of context, mechanism and outcomes for those cir-
cumstances under which an intervention or programme is likely to work well and
those under which it may perform suboptimally (Rycroft-Malone et al. 2012).
The HTA review team may also extract such configurations from the introduc-
tory or discussion sections of randomised controlled trials or from qualitative or
process evaluation data. Critical interpretive synthesis reviews a purposively
sampled selection of literature to examine how the literature has problematised a
particular phenomenon. More broadly meta-narrative review examines how a
particular concept has been characterised within different paradigms and disci-
plines. Essentially all three methodologies seek to reconcile the quantitative and
qualitative literatures within an overarching narrative.

2. Use an external conceptual framework, typically identified from a parallel search
process specifically for theory, as a structure by which to bring together qualita-
tive and quantitative data. This framework may be specific to the topic of the
review, may be a ‘best-fit’ framework that matches against several critical
characteristics of the topic or may be a meta-framework that fuses together mul-
tiple models or frameworks (Booth and Carroll 2015a).
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3. Use an internally generated framework derived from consultation with stake-
holders (Oliver et al. 2008) or a simple matrix that places themes from the quali-
tative literature alongside outcome domains from the quantitative studies (Candy
et al. 2011; Millar et al. 2012).

4. Use a programme theory, also an essential feature of the realist synthesis meth-
odology in (1) above, against which the review team maps various features of the
quantitative and qualitative literature to ‘chains’ of causation.

5. Related to (4) above, construct a logic model as a framework against which data
is mapped and then analysed. This is an atheoretical variant of the framework
method in (2) above (Baxter et al. 2014).

6. Perform subgroup analyses to bring quantitative and qualitative data together for
particular subgroups.

7. Use quantitative and qualitative techniques sequentially, rather than in parallel.
For example, Bayesian synthesis uses qualitative evidence to identify important
factors associated with an intervention and then the quantitative evidence to
explore their relative effects (Roberts et al. 2002). Alternatively, qualitative com-
parative analysis involves using truth tables to explore the internal logic by
which factors identified qualitatively may exert an influence, as presented in the
quantitative data (Thomas et al. 2014; Brunton et al. 2014).

Many methods for integrating quantitative and qualitative data remain tentative
with few worked examples, and a considerable agenda persists for empirical testing.
Currently, when QES has been undertaken in an HTA, the HTA report generally
includes the QES as a separate stand-alone chapter thus sidestepping methodologi-
cal difficulties. Nevertheless, it is clear that considerable potential for enhanced
integration of quantitative and qualitative data exists, and this remains a major
methodological challenge over the next few years.

15.6 Discussion

As is apparent from the above consideration, qualitative evidence synthesis is one of
the fastest growing areas of research synthesis methodology. Particular drivers for
this growth include increased recognition of the complexity of decision problems and
increasing acknowledgement of the complexity of many human-mediated technolo-
gies. Both of these drivers are particularly relevant in the context of patient involve-
ment in HTA. Valuing the patient experience requires incorporation of patient values
and perspectives in the decision-making process. Recognising that the effectiveness
of many health technologies is mediated by multiple factors related to the patient-
clinician interaction makes it critical to explore such relationships more thoroughly.

Not to be overlooked is a vital role that patient and public involvement can play in
improving the design and analysis of qualitative evidence syntheses, as for system-
atic reviews more generally (Harris et al. 2015; Boote et al. 2012; Oliver et al. 2015).
Many considerations regarding the timing, extent and nature of patient involvement
in HTA are shared by quantitative and qualitative systematic reviews alike.
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As with other methods of synthesis, QES is limited by the quality of reporting of
primary studies. Further limitations relate to whether the primary research questions
of the included studies map exactly to the review question or whether the primary
studies only yield incidental insights. For many commentators, particularly those
who are more familiar with the quantitative paradigm, the degree of interpretation is
a source of discomfort — the HTA review team is in effect offering interpretations
(by the team) of interpretations (by the primary authors) of the experiences and
perspectives of research participants.

Innovations in grading of recommendations using the GRADE-CERQual system
for qualitative evidence syntheses (Lewin et al. 2015), envisaged as comparable to,
and potentially integrated with, the GRADE system for effectiveness studies, offer
further opportunities for incorporation of synthesised patients’ perspectives within
HTAs, health-care policy and decision-making.
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Chapter 16
Evaluation of Patient Involvement in HTA

Marie-Pierre Gagnon, Myléne Tantchou Dipankui, and Deirdre DeJean

16.1 Introduction

This book outlines a range of goals of patient involvement in HTA and expected
benefits. However, the benefits remain hypothetical in the absence of formal evalu-
ation of patient involvement in HTA. This chapter aims to provide an overview of
current practices regarding the evaluation of patient involvement in HTA. The first
part posits the need for evaluating patient involvement in HTA and presents some
examples of how it could impact HTA. Then, the second part presents current evi-
dence on the impact of patient involvement in fields related to HTA, such as clinical
research and clinical guideline development. The third part focuses on some of the
main gaps identified in the literature, and the fourth part highlights challenges
related to evaluating patient involvement in HTA, including conceptual, method-
ological and practical aspects. The chapter concludes by proposing directions for
supporting patient involvement practices in HTA and providing guidance to ensure
rigorous evaluations of the impact of patient involvement in HTA that are adapted
to each context.

Currently, there is a scarcity of rigorous evaluations of patient involvement ini-
tiatives in HTA. In a survey of 33 HTA organisations, 22 (67%) indicated that
patients were involved in their activities, but among these, only 4 (19%) had evalu-
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ated patient involvement (Hailey et al. 2013). These results are confirmed by other
surveys conducted among decision-makers and patient organisations in Europe
(European Patients” Forum 2013) showing that few HTA bodies had a structured
approach to involving patients in their activities and limited formal evaluation of the
impact of this involvement. Evaluating patient involvement initiatives is thus crucial
to strengthening the evidence base supporting the value that patient involvement
brings to the HTA process and products, as well as its impact on decisions regarding
health technologies and services, and ultimately on health outcomes. Evaluations of
patient involvement in HTA are also needed to improve the way that patient involve-
ment is done and ensure it adheres to best practices.

16.2 Need for Evaluating Patient Involvement in HTA

In recent years, public and patient involvement has emerged as an imperative for
more informed, transparent, accountable and legitimate decisions about health tech-
nologies (Abelson et al. 2007; Facey et al. 2010; Boivin et al. 2014; Gagnon et al.
2011). However, evidence from systematic reviews of patient involvement in HTA
is scarce. A recent literature review of 18 studies shows major variation between
HTA organisations with respect to patient involvement, with most of them seeking
limited patient input through consultation (Hicks et al. 2014).

A previous systematic review of 24 studies (Gagnon et al. 2011) identified two
main ways to involve patients or public in HTA. First, patients or their representa-
tives are studied in research in order to generate evidence about their perspectives,
experiences or preferences about a health technology or a clinical intervention. The
second way is direct participation of patients in one or several steps of the HTA
process: topic identification and selection, prioritisation, formulation and scoping of
the evaluation question, evidence assessment and dissemination and implementa-
tion of HTA recommendations.

Evaluation is required to examine the process and impact of patient involvement
in HTA from different stakeholders’ perspectives (patients, healthcare providers,
managers, policy-makers), but few studies have examined this to date (Gagnon et al.
2011; Hansen et al. 2011; Gauvin et al. 2014). Furthermore, the lack of common
frameworks and methodologies for patient involvement in HTA impedes compari-
son of patient involvement initiatives (Hicks et al. 2014). Although several models
have been proposed to describe the types and levels of patient involvement in HTA
or in other related fields (Gauvin et al. 2010; Esmail et al. 2015; Gagnon et al. 2015),
it is difficult to identify which strategies are the most suitable for a specific HTA
topic or in a particular context. In addition, the rationale for evaluating patient
involvement in HTA but not that of other stakeholder groups, such as managers,
healthcare providers or health technology developers, is unclear. A key argument
against evaluating patient involvement is that as payers and users of healthcare,
patients have the right to participate in decisions related to services provided and
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therefore should be involved regardless of the impact (Staley 2015). Thus, there is a
moral obligation to involve patients as the ultimate end users of HTA (Esmail et al.
2015). Nevertheless, Staley (2015) suggests that evaluating patient involvement
remains essential in order to improve how it is done and to ensure it has the desired
impact, which could vary depending on the specific context and purpose of patient
involvement.

To date, few patient involvement activities in HTA have been formally evaluated.
A systematic review on patient and public involvement in HTA (Gagnon et al. 2011)
found only nine studies that addressed the influence of patient consultation on the
definition of aspects that should be considered for assessing the value of a given
technology, treatment or intervention. Most of these studies indicated that consult-
ing patients brings important dimensions to the evaluation of technologies and clini-
cal interventions that could differ from those considered by clinicians. For instance,
Kinter et al. (2009) found that incorporating patient-relevant endpoints into the
evaluation of a treatment for schizophrenia brought crucial dimensions not covered
by traditional clinical measures. Another example of how patient involvement has
influenced HTA is found in the study by van Kammen et al. (2006) that assessed the
influence of consulting patient groups on recommendations about subfertility care.
The study showed that patient organisations found the new scientific evidence
gained from this HTA very useful. However, it remains difficult to estimate the
effect of patient involvement in HTA from the studies included in this review
because of their heterogeneity.

16.3 Value of Patient Involvement: Evidence from Other
Fields

There is growing evidence of the value of patient involvement in other fields
related to healthcare decision-making, such as clinical guideline development
(Ham et al. 2015), healthcare priority setting (Boivin et al. 2014) and health
research (Brett et al. 2014; Wilson et al. 2015). In the field of health communica-
tion, a Cochrane systematic review (Nilsen et al. 2006) found some evidence to
support the effectiveness of involving users in the development of patient infor-
mation material. The results indicate that material produced with input from
patient representatives is perceived as more relevant, readable and understandable
to patients.

Ham et al. (2015) evaluated patient involvement in the development of clinical
practice guidelines on employment and severe mental illness using a monitoring
and evaluation framework. Their framework comprised two main categories: the
process of patient involvement in guideline development and the outcomes of their
involvement. The findings indicate that the patient involvement process was sup-
ported through the use of different methods for getting patient input, the reflection
of patient input in the guideline, a supportive attitude among professionals and
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attention to patient involvement throughout the process. However, some limitations
were highlighted such as the representativeness of patients involved, the articulation
of the patient perspective in the guideline and the transparency regarding the meth-
ods of involvement (ibid.).

Based on a review of current or recent research projects related to six healthcare
areas that were undertaken in England, Wilson et al. (2015) conducted a realist eval-
uation of patient and public involvement in research. They highlighted six elements
characterising effective initiatives that could apply to patient involvement in HTA,
as presented in Box 16.1. These elements also echo the enablers for patient partici-
pation in HTA presented in Chap. 5.

Box 16.1 Key elements for Effective Patient Involvement in HTA Based
on Wilson et al. (2015)

Shared understanding of the purposes of involvement

Key individual coordinating the involvement process
Diversity of people represented

HTA team that is supportive of patient and public involvement
Relationships that were established and maintained over time
Systematic and proactive evaluation of involvement

oN P gn B9 9 =

16.4 Main Gaps in the Evaluation of Patient Involvement
in HTA

This section identifies the main gaps that authors have reported in the literature on
patient involvement in HTA.

16.4.1 Lack of Validated Frameworks of the Process
and Results of Patient Involvement

The vast majority of studies evaluating patient involvement in HTA are carried out
in the absence of an evaluation framework that would inform the choice of evalua-
tion criteria. In that sense, a logic model could be useful, as it provides an organised
representation of the different components of the intervention and the relationships
between them. This also relates to the lack of frameworks specific to patient involve-
ment in HTA that could support the articulation of its goals. For instance, the mosaic
of patient participation in HTA presented in Chap. 5 provides a comprehensive
framework to guide patient involvement practices and could also inform the selec-
tion of criteria and indicators for evaluating these practices. Thus, for a meaningful
evaluation of patient involvement in HTA, it has to be clear what the goals are and
from whose perspective (Chap. 3).
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In addition, there is a lack of clearly identified relationships among the process
and outcome variables of interest. These gaps are not specific to HTA but are
common in the literature on patient and public involvement in the health field in
general. For instance, Abelson et al. (2010) found that much of the empirical public
engagement evaluation work is done without any framework that defines the theo-
retical basis for the engagement process or the relationships among involvement
mechanism and process or outcome variables of interest.

The framework proposed by Oliver et al. (2008) highlights key features that
could influence the process and outcome of patient involvement in HTA. It consid-
ers the type of patients involved (individuals or members of consumer groups), the
initiator of the involvement process, the degree of involvement (patients are con-
sulted, collaborate or control the process), the choice of deliberation methods (qual-
itative or quantitative methods) and the methods for eliciting and aggregating values
(such as voting, scoring or ranking). However, this framework does not include
indicators of the outcomes and impact of patient involvement strategies.

Dipankui et al. (2015) developed a framework to assess patient involvement in
HTA inspired by logic models used in programme evaluation to illustrate the rela-
tionships between the resources, activities, outputs and outcomes of a programme
(Fig. 16.1). This framework incorporates three main components: (1) key elements
of a logic model (Kellogg Foundation 2004), (2) evaluation criteria of patient
involvement in HTA based on a general framework for evaluating public involve-
ment (Rowe and Frewer 2005) and (3) contextual factors highlighted by Abelson
et al. (2010). This framework was applied to the evaluation of patient involvement
in the assessment of alternative measures to restraint and seclusion in psychiatry
and in long-term care facilities for the elderly (Dipankui et al. 2015). As a generic
framework, it considers most of the dimensions proposed in other frameworks for
evaluating patient and public involvement in health decisions and could be used by
HTA organisations to evaluate patient involvement in their activities. However,
more studies applying this framework or others are needed in HTA in order to build
a stronger evidence base on the process and outcomes of patient involvement and to
identify the strengths and weaknesses of evaluation frameworks.

16.4.2 Lack of Clear Definition of Concepts

The literature on patient and public involvement in general provides some criteria
against which involvement mechanisms are evaluated, and there have been some
attempts to use a definition of ‘effectiveness’ as a starting point (Abelson et al.
2010). This echoes the situation in the field of HTA where some evaluation criteria
are specified but often without distinguishing those related to the results and those
related to the process. Therefore, it is difficult to know if the evaluation exercise
conducted was an evaluation of the process or an evaluation of the outcomes. It is
thus essential to underscore the role that evaluation plays in the current efforts to
increase conceptual clarification in the field of patient involvement in HTA.
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Clearly defining each of the concepts used also allows for more rigorous evalua-
tion of patient involvement in the field of HTA. For instance, most authors do not
specify what they mean by impact, and in general, when they talk about impacts,
they describe short-term outcomes. Short-term outcomes should be attainable
within 1-3 years, while longer-term outcomes should be achievable within a 4- to
6-year timeframe and should be reflected in impact occurring within about
7-10 years (Kellogg Foundation 2004). Difficulty arises in defining what is meant
by impact in HTA (Wortley et al. 2015), and although most of the studies use the
term ‘impact’, it would be more appropriate to talk about short- or medium-term
outcomes. In this sense, measuring ‘impact’ seems unsuitable, and it is likely not
adapted to the specific goals of involving patients in HTA. Thus, talking about value
of patient involvement in HTA could be more appropriate.

16.4.3 Lack of Consideration of the Context

Another difficulty arises in the consideration of the context of studies of patient
involvement in HTA. In fact, a growing number of researchers working in the field
of patient and public involvement are recognising the significant role played by con-
textual variables that lie outside of the involvement process. According to Brett et al.
(2014), the context refers to the environment in which involvement is undertaken
and considers whether the right conditions are in place for patient involvement to
work. Contextual variables can include funding, policy, physical environment or the
attitude of those involved. With respect to HTA, Saarni et al. (2011) note that tech-
nologies and HTA are not executed in a vacuum, but always in a social and value
context. These factors can have a significant shaping effect on how participants and
policy-makers view the involvement initiative, and how it is implemented.

16.4.4 Different Methods and Techniques Used to Solicit
Patient Evidence

The research methodologies outlined in Part II indicate how patients’ perspectives
and experiences can be studied in a robust scientific manner. Systematic approaches
are now needed to agree how this patient-based evidence and patient input that is
submitted directly by patients should be used in HTA.

The variety of approaches that are employed to obtain patient-based evidence
and patient input in HTA challenges our ability to compare different patient involve-
ment strategies. At the moment, there is very limited research comparing the effec-
tiveness of different approaches for evaluating patient involvement in HTA (Gagnon
et al. 2015). However, a ‘one size fits all” approach is probably not the best option,
and certain evaluation designs could be more appropriate, depending on the particu-
lar purpose of patient involvement in HTA.
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In conclusion, four main gaps related to the evaluation of patient involvement in
HTA could be identified from the literature:

. Lack of validated framework to evaluate patient involvement

. Lack of clear definition of concepts

. Lack of consideration of the context

. Differences in methods and techniques used to undertake patient involvement in
HTA

AW N —

These gaps lead us to identify the most common challenges to evaluating patient
involvement in HTA and to propose strategies that could be used in order to answer
these challenges. These challenges are listed in the following section.

16.5 Challenges Related to Evaluating Patient Involvement
in HTA

The main challenges identified regarding the evaluation of patient involvement in
HTA are grouped in conceptual, methodological and practical challenges. These
challenges also offer avenues to consider for developing the field of patient involve-
ment in HTA and thus strengthen its value.

16.5.1 Conceptual Challenges

Brett et al. (2014) report that patient involvement constitutes a complex intervention
that requires appropriate evaluation. However, some preliminary steps are necessary
before conducting the evaluation of patient involvement in a HTA. First, we need to
use a common terminology when referring to key evaluation concepts such as pro-
cess, outcomes, impact or effectiveness. The type of evaluation conducted and its
purpose should also be clarified. Defining the goals of the evaluation is also an
important prerequisite. Researchers wishing to design evaluation studies must first
address questions such as: Why is an evaluation being done ? What will be done with
the results? Who wants these results and how will they be used?

The second conceptual challenge relates to the terms used when referring to
patient involvement in HTA. For instance, the terms ‘patient’, ‘consumer’ or ‘ser-
vice user’ are often used interchangeably in the literature. Chapter 3 reflects on
these terms and considers the different roles of these individuals.

A third conceptual challenge is the development and/or adaptation of theoretical and
conceptual frameworks for guiding the evaluation of patient involvement in HTA, and
their validation in different contexts. Some existing frameworks can offer a comprehen-
sive and integrated approach, although they are not developed specifically for this field.

For instance, the framework proposed by Esmail et al. (2015) for evaluating
patient involvement in research can be used as a starting point to identify relevant
dimensions related to the process, context and impact of patient involvement in HTA.
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Table 16.1 Dimensions to consider in the evaluation of patient involvement in HTA

Dimensions related to the
context

Dimensions related to the process

Dimensions related to the
impact

Adequate resources and

Representativeness and diversity of

Patient empowerment

funding patients involved
Attributes of the Access to sufficient and adequate Dissemination, translation
sponsoring resources to facilitate patient and uptake of the results
organisation engagement
Characteristics of the Patient satisfaction with their Democracy and
patients involved engagement accountability
Availability of training for | Timing and frequency of Moral and ethical
patients and engagement considerations

researchers

Nature of the topic being
deliberated

Fairness and transparency of the
process

Time allocation

Definition of the patients’ role and

the purpose of involvement
Adequate strategy in relation to the
desired level of involvement

Adapted from Esmail et al. (2015)

Table 16.1 shows some of the dimensions of this framework in relation to the con-
text, process and impact of patient involvement that could apply to the field of HTA.

The framework presented in Fig. 16.1, developed by Dipankui et al. (2015), was
specifically adapted to assess patient involvement in HTA but has only been applied
in one specific context. It also considers dimensions related to the process of patient
involvement in HTA and the context in which this involvement takes place. This
framework uses a logic model to map the different types of outcomes related to
patient involvement and distinguishes short- and medium-term results from long-
term impact, acknowledging the importance of the evaluation timeframe.

16.5.2 Methodological Challenges

The diversity of study designs used to implement patient involvement in HTA makes
it difficult to compare any involvement mechanism to another. Thus, several meth-
odological challenges have to be addressed, from the selection of the most appropri-
ate design for evaluating a specific patient involvement initiative to the consideration
of results generalisability and theoretical/conceptual contribution. From the actual
literature on patient involvement in HTA, there are no recommended designs to
evaluate such initiatives and no guidance on which indicators to use and how to
interpret them (Staley 2015). Such methodological developments are greatly needed
in order to improve the rigour of patient involvement evaluations. Qualitative and
quantitative methodological approaches used to generate patient-based evidence in
HTA could also be used to assess the impact of patient involvement from different
stakeholder perspectives. For instance, Chap. 9 discusses the notion of PROMs,
which could be used to assess the impact of involving patients in HTA on health
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outcomes that are meaningful for patients. Qualitative methods, such as ethno-
graphic fieldwork presented in Chap. 12, are particularly relevant to understand the
experience of patients and other stakeholders involved in the HTA process.

Qualitative methods are often more appropriate for evaluating an intervention
that cannot be isolated from its context. According to Staley (2015), one of the main
weaknesses of the current evidence of the value of patient involvement is the lack of
detail about the context in which it takes place, thus limiting our understanding of
‘why’, ‘when’ and ‘how’ the involvement has made a difference. The realist evalu-
ation approach adopted by Wilson et al. (2015) offers an interesting avenue to better
consider the relation between the context and the mechanisms that lead to outcomes.
The GRIPP (Guidance for Reporting Involvement of Patients and Public) checklist
(Staniszewska et al. 2011) provides a useful tool to ensure that reporting of results
includes a detailed description of where, when, how, why and for whom patient
involvement was conducted.

16.5.3 Practical Challenges

With respect to the practical challenges associated with the conduct of patient
involvement in HTA, it is important to develop common views on who should be
engaged, who they represent, what role they should play, at what stages of the HTA
process and using what types of engagement mechanism (Gauvin et al. 2014). Some
models have been proposed to guide HTA stakeholders in their patient involvement
processes (Gauvin et al. 2014; Gagnon et al. 2015).

Finally, in order to ensure a meaningful contribution of patients in HTA, training
opportunities should be offered to them by both HTA bodies and patient associations
(Bridges and Jones 2007). The training should include knowledge about HTA in gen-
eral, the role expected from patients in this exercise and the concepts and terminology
used in the specific assessment. There are a few formal training programmes for
patient involvement in HTA, for instance, that offered by the HTA programme of the
NHS in the United Kingdom (Royle and Oliver 2004), but content of such training
should be adapted to the specific context of the HTA and the role that patients have in
the process. From our experience, providing training that covers both knowledge on
HTA in general and on the specific topic being evaluated, as well as on patient involve-
ment (goal, roles, expectations and process), has been greatly appreciated by patients
and other stakeholders involved in a HTA (Dipankui et al. 2015).

16.6 Discussion and Conclusion

While the practice of patient involvement in HTA is developing, rigorous evaluation
of its implementation and value is still needed to ensure that it fulfils its objectives.
Thus, there must be clearly defined goals for involving patients in HTA such as
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those outlined in Chap. 3, which could in turn inform the evaluation questions and
the methods selected. It is also important to make sure that patient involvement in
HTA is based on a transparent process, that the objectives are clearly defined and
that the methods are informed by the best evidence. However, this is not always
possible to achieve as HTA producers and patients can understand and practise
patient involvement in different ways based on individual ideologies, circumstances
and needs. Thus, the simple question of the choice of outcomes as indicators of the
success of patient involvement depends on the different perspectives of the key
stakeholders (Fudge et al. 2008).

Typical scientific evidence based on experimental designs is currently lacking on
the effectiveness of patient involvement interventions on healthcare and health out-
comes. As proposed by Drummond et al. (2013), we need to promote the use of
rigorous methods for combining and synthesising the findings from qualitative stud-
ies. However, alternatives to experimental methods are needed in order to provide
rigorous evidence on the added value of involving patients in HTA and to consider
factors that contribute to the success of different experiments of patient involvement
in HTA (Craig 2008).

Evaluating current experiences is necessary to promote meaningful patient
involvement in HTA. Moreover, the question related to the value for money and
sustainability of patient involvement initiatives in HTA remains unanswered and
would need to be considered if we do not want to ‘reinvent the wheel’ with every
new HTA. Recently, a review of how HTA bodies have evaluated patient involve-
ment in HTA has been undertaken by HTAI, and results are due to be published in
2017. Preliminary findings show that about a half of the HTA bodies that are cur-
rently involving patients conduct an evaluation of this involvement.

In this chapter, we have highlighted current practices and issues related to the
evaluation of patient involvement in HTA. As the field of patient involvement in
HTA is still relatively new, the knowledge base regarding its evaluation and value is
likely to expand rapidly. This chapter has also identified the main gaps in knowledge
and the challenges associated with the conduct of rigorous evaluations of patient
involvement initiatives in HTA. Overall, there are many considerations to take into
account when evaluating patient involvement in HTA, and this chapter aimed to
provide some practical guidance on how to conduct evaluations that are rigorous
and appropriate to each context of patient involvement in HTA.
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Chapter 17
Discussion: Making Sense of Patients’

Perspectives, Experiences, and Preferences
in HTA

Pascale Lehoux and Jaime Jimenez-Pernett

17.1 The Competitive Advantage of Qualitative Methods

Qualitative research methods have been developed several decades ago and have
been applied since then to further knowledge in many social scientific disciplines.
Numerous qualitative research communities have been actively sharing their exper-
tise and insights in fields that are closely related to HTA such as sociology of health
and illness, healthcare management, health policy, and knowledge synthesis. As a
result, there exists today a rich body of scholarship that deepens our understanding
of the strengths, limitations, and comparative relevance of specific established quali-
tative data collection techniques (interviews, focus groups, observation) and explores
how innovative qualitative approaches could tap on online environments and tools,
including social media (Khodyakov et al. 2016; Marques 2009). Building on this
diversified and mature scholarship, four chapters in Part II of this book provide read-
ers with clear guidance on the ways in which particular qualitative methods can help
HTA practitioners to elicit patients’ perspectives, experiences, and preferences.
These chapters also contribute to the science of HTA by making more explicit the
epistemological underpinnings of the “patient’s view.” Along these lines, the current
chapter critically discusses the kinds of patient-based evidence one may generate
through qualitative methods (1), summarizes key lessons from the four chapters (2),
identifies methodological challenges that lie ahead (3), and formulates take-home
epistemological messages for the consolidation of patient-based HTA (4).
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17.2 What Kinds of Patient-Based Evidence Qualitative
Methods Generate?

Almost two decades ago, Murphy and colleagues produced an important and
exhaustive monograph on the role of qualitative methods in the HTA. For these
authors, there are some problems in HTA (as introduced in Part I of this book),
“which cannot be fully resolved using quantitative methods alone, and there are
some circumstances in which qualitative methods represent the technically superior
option” (Murphy et al. 1998, p. 87). In our view, what provides qualitative research
a “competitive advantage” has to do with its key general features, which include a
focus on the perspective of the study participants (be they managers, providers, or
patients), an in-depth description of the research setting, a holistic view on the phe-
nomena of interest, an emphasis on processes, and a flexible study design that is
responsive to emerging findings.

Typically, qualitative research is suited to address “why” and “how” research
questions, and it does so by recognizing the centrality of subjectivity in human
action: “Health technologies are applied by people (be they doctors, nurses, techni-
cians or patients) to other people (usually patients). One of the distinctive features
of a human action is that it is meaningful. People act on the basis of what they
believe to be true rather than what may be objectively true” (Murphy et al. 1998,
p. 87).

Because their object of inquiry is permeated by subjectivity, qualitative research-
ers have developed theoretical frameworks and methodological tools in order to
handle rigorously their informants’ subjectivity as well as their own subjectivity
(better than their quantitative colleagues, we would be tempted to say). Such schol-
arly advancements have relied not exclusively but often on constructivist episte-
mologies, which problematize the relationship between the “knower” and the
knowledge being produced (i.e., reflexivity), and on social scientific theories, which
are necessary to make sense of meanings and social interactions.

Together, epistemological and theoretical frameworks define what count as
knowledge, how such knowledge can be produced, what is knowable, and why it
should be known. Because “the choice of theory, although often unacknowledged,
shapes the way practitioners and researchers collect and interpret evidence”
(Alderson 1998, p. 1007), qualitative research that is not firmly grounded in a social
scientific framework suffers from severe limitations (perhaps like a quantitative
study of poor quality that has insufficient power to detect a statistically significant
change).

For Murphy et al. (1998, p. 87), qualitative research brings an important contri-
bution to HTA “whenever the context in which a health technology is to be
implemented can be expected to have an impact upon the outcome of that technol-
ogy.” Qualitative studies can clarify the organizational, political, and sociocultural
dimensions that affect the diffusion of technology in different settings as well as its
real-world effectiveness. According to the Canadian Health Services Research
Foundation, three categories of evidence bring a distinct contribution to health



17 Discussion: Making Sense of Patients’ Perspectives, Experiences 217

policy: (1) context-free scientific evidence (such as the knowledge generated
through a randomized controlled trial on the efficacy and safety of a new technol-
ogy), (2) context-sensitive scientific evidence (such as the knowledge generated by
an implementation study that examines regional variations using a sociology of
innovation framework), or (3) colloquial evidence, which refers to the expertise,
views, and realities of stakeholders (CHSRF 2006, p. 5). The term “colloquial evi-
dence” was hotly debated in the Canadian health services and policy research com-
munity; the idea behind the Foundation’s initiative was to recognize a form of
knowledge that often remains informal, but which is very valuable in health policy-
making since it sheds light on “resources, expert and professional opinion, political
judgment, values, habits and traditions, lobbyists and pressure groups, and the par-
ticular pragmatics and contingencies of the situation” (CHSRF 2006, p. 1). By
drawing on these three categories of evidence, it becomes possible to develop a
more patient-centered HTA.

17.3 How to Generate Qualitative Evidence for HTA: Key
Lessons from the Four Chapters

Each of the four chapters (12, 13, 14, and 15) focuses on a particular qualitative
method or approach to elicit and synthesize patients’ perspectives, experiences, and
preferences. While Street and Farrell address the emerging and still indeterminate
potential of social media, the other chapters bring to the readers’ attention method-
ologies for which there is now much more scholarship available. Below, we address
successively each chapter’s key contributions and critical lessons for the interna-
tional HTA community to ponder.

17.3.1 Ethnography Is More than the Sum of “n” Individual
Interviews, and Focus Groups are not a Cheaper

and Quicker Means to Increase One’s “n”

For Tjgrnhgj-Thomsen and Hansen (Chap. 12), ethnography is first and foremost
concerned about the patient’s everyday life and context, not just about their dis-
course regarding a particular service, technology, or policy. Because ethnography
pays attention to the social situation in which the use of a technology unfolds
(defined by the place, actors, and activities involved), it leads to a detailed under-
standing of how particular settings influence its real-world effectiveness. Hence,
ethnography goes well beyond the knowledge one may obtain from conducting a
series of “x” interviews since it is designed to capture holistically the interactions
between the technology, patients, and their social surroundings, including provid-
ers, insurers, employers, neighbors, family, etc.
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These authors also aptly underscore that the nature of the technology—that is,
whether its use is lifesaving or not, whether it supports chronic or acute care, or
whether it involves small or large trade-offs in one’s personal life—will influence
the relevance of using a particular method to gather patients’ perspectives. The tacit
desire to develop a “one-size-fits-all” approach to generate patient-centered evi-
dence appears unsound and would divert the attention from a key object of inquiry
in HTA: technology’s impact on patients.

While it is true that ethnography is necessarily time-consuming, one of its par-
ticular strengths lies in its long duration. Considering that some patients may be “of
a few words” but certainly not without intent, expectations, or emotions, the time
ethnographers patiently invest in the field is directly proportional to the complete-
ness of the analyses they will be able to achieve. Just like focus groups are not a
cheaper and quicker means to increase one’s “n,” we concur with Tjgrnhgj-Thomsen
and Ploug Hansen when they stress that ethnography is not a simple exercise of col-
lecting or gathering patients’ views, but a research endeavor per se. When critically
examining focus group research that we had conducted with patients, we argued that
such a method does not “derive epistemological authority simply because of the
identity of its participants” (Lehoux et al. 2006, p. 2103). Researchers need to rec-
ognize that patients do not arrive “with a logically coherent system of pre-formed
ideas that just need to be skillfully elicited or discovered. Nor do they share in any
straightforward way their knowledge or naively endorse all knowledge claims put
forward by others” (Lehoux et al. 2006, p. 2103).

This is one of the reasons why ethnography must be understood and practiced as
a comprehensive research endeavor. Tjgrnhgj-Thomsen and Hansen rightly tear to
pieces the assumption according to which qualitative research would not require
special training and expertise. A rigorous, in-depth understanding of what works
and does not work in particular settings is very precious when policymakers and
practitioners are looking for ways to adequately implement new technologies that
raise similar patient-related challenges. This is why, despite the time it takes, ethno-
graphic research is likely to provide results with a profound and lasting usefulness,
thereby supporting the broader mission of HTA.

17.3.2 Deliberation Aims to Produce More than a Collection
of Opinions, and, as Such, It Constitutes a Demanding
Process for Patients and Researchers

Street and Lopes (Chap. 13) provide readers with a comprehensive introduction to
the use of deliberative methods in patient-centered HTA, from their democratic
theoretical aspirations to their ethical and methodological specificities. Deliberation
brings the elicitation of patient’s perspectives, preferences, and experiences to
another analytical level: what matters is not to collect a range of views, but to bring
these views in a collective dialogue (Bombard et al. 2011; Degeling et al. 2015).
The goal of deliberation is to reflect on and ponder what may seem like a reasonable
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collective course of action. This is why Street and Lopes carefully define the prin-
ciples underlying a “good deliberation” as well as the trade-offs that are associated
to various deliberative democracy models.

While a deliberative intervention in HTA may be organized around either a pol-
icy or research question, it has to explicitly support the expression of challenging
viewpoints and learning opportunities for all participants (Abelson et al. 2010; de
Vries et al. 2011). As Giacomini and Cook underscore (2000, p. 480), dialogue
“affects the meanings of social experiences, and the results of a dialogue translate
these experiences for persons who might not otherwise understand each other’s per-
spectives well.” Beyond the necessary translation between different perspectives, a
dialogue may also prove transformative. A puzzling issue when one seeks to design
(and later assess) a deliberative intervention is to clarify what kind of transforma-
tion one expects exactly (Carman et al. 2014). For some scholars, participants have
to be selected by ascertaining whether they can prove flexible in their thinking or
not to hold “too strong views.” This would entail applying certain exclusion criteria,
which is obviously an intricate issue that may undermine the legitimacy of the
whole deliberative endeavor. Moreover, it might be entirely legitimate that some
opinions remain unchanged if, at the same time, mutual learning between partici-
pants takes place (Black et al. 2011; Lehoux et al. 2009).

More specifically, Street and Lopes describe five dimensions that may be seen as
key ingredients to a deliberation of quality (Table 14.1). They also aptly underscore
the need to reach out to “unsuccessful” patients, that is, patients for whom new
promising treatments may have failed. Yet, these authors bring to the readers’ atten-
tion how deliberative methods may prove physically and/or emotionally burden-
some, and this, in itself, creates a formidable tension when the aim is to gather the
views of individuals who are already afflicted by health problems.

While deliberative methods are increasingly being applied in the health field,
their evaluation “continues to be carried out in the absence of any guiding frame-
works that define the theoretical basis for the public engagement process or the rela-
tionships among the public engagement mechanism and process or outcome variables
of interest” (Abelson et al. 2010, p. 10). For Popay (2014) and the Public Involvement
Impact Assessment Framework (PiiAF) Study Group, the “intervention theory”
should be made explicit by providing a description of the ways in which a particular
approach to involving patients will lead to the expected effects. Such recommenda-
tions are likely to further the informed development of deliberative methods in HTA.

17.3.3 Social Media May Be at Risk of Remaining
an Unrealized Opportunity If One Does Not Recognize
the Need to Apply Mixed Methods

Street and Farrell (Chap. 14) bring a much-needed contribution by addressing the
fast, moving domain of social media-based research, which opens up an array of
“(as yet largely) unrealized opportunities.” Among the key arguments for exploring
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how social media may be used to elicit patients’ perspectives, experiences, and pref-
erences in HTA, one finds the barriers that limit the participation of specific indi-
viduals and groups to traditional, face-to-face qualitative data collection methods.
Such barriers may be physical, geographical, sociocultural, or a mixture of these.
For instance, there are many topics in HTA that raise social desirability or sensitive
issues (e.g., sexual health, substance abuse) that require recruiting over a very large
area (e.g., rare diseases, discriminatory practices based on gender, handicap, or eth-
nicity) or that call for the ability to secure collaboration with hard-to-reach groups
(e.g., migrants, stigmatized lifestyles). For many observers, and not unlike the hype
that surrounded telemedicine in the mid 1990s, social media would easily reduce if
not eliminate all of these barriers.

While we clearly share the enthusiasm of Street and Farrell toward the use of
online environments in research, a number of contentious methodological issues
need to be tackled before social media-based research may deliver its promises.
Right at the outset, one has to define more precisely what social media-based
research is and what it is not. For instance, social media differ from online surveys
and online interviews, which respectively enable the gathering of quantitative and
qualitative data. The “quasi” qualitative nature of the data social media may provide
access to needs to be acknowledged. For instance, if one may create a “snapshot of
views” by aggregating a large number of online posts, such research may fall short
of fulfilling the essential qualitative research features we introduced earlier. It would
amount to a quantification of qualitative data that may not provide context-sensitive
in-depth interpretations.

As Street and Farrell aptly stress, online environments are fluid, they change
rapidly, they lack social cues and nuances, and knowing who is talking exactly (for
instance, health technology industry-sponsored and/or physician-led patient groups)
remains at times an act of faith. One puzzling issue researchers face is to define
what a purposeful (or reasoned) “sample” may be when geographical boundaries
are made more or less irrelevant and when online identities are made explicitly plu-
ral by those using social media to share their views and experiences.

Hence, we would be careful before recommending that “disinvestment policy
scenarios” rely on such methods and have doubts that using “recognized” patient
associations may increase legitimacy in the eyes of HTA stakeholders. In our view,
HTA scholars and practitioners may even have to slow down policymakers’ demand
for online tools, especially “in situations where gathering people in an in-person
venue is difficult or impractical” (Carman et al. 2014, p. 109). One cannot underes-
timate current digital divides around the globe and within individual countries as
well as the inequalities varying levels of e-health literacy may reinforce. In our
view, the risk is that online tools be “used as a standalone, second-best method,
which may increase civic inequalities in countries with a geographically dispersed
population” (Lehoux et al. 2016, p. 13, Marques 2009).

Because of the volume of data available and their discursive and (self-) represen-
tational nature, social media-based research may, to a certain extent, be compared to
media coverage analysis. While one may analyze what is said on social media, it
remains difficult to clarify why it is said and with what impact on social media
users. This is why we believe that it may prove more realistic and productive to
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apply to social media-based research an integrated mixed method approach that
would cohesively combine detailed qualitative interpretations and meaningful quan-
titative measures. Overall, we disagree with the idea that social media could be used
“to conduct relatively fast, inexpensive and feasible” qualitative research. Yet, the
methodological challenges raised by social media-based research are likely to be
reduced as more scholars study how patients mobilize and make sense of social
media throughout their illness trajectories.

17.3.4 Doing Without Qualitative Evidence Synthesis Is Not
Anymore an Option

In Chap. 15 by Booth, one finds an enlightening and state-of-the-art description of
the reasons why qualitative evidence synthesis has become an inclusive term and an
important tool in HTA. Key distinctions between such syntheses and traditional
systematic reviews include their “configurative rather than aggregative” nature,
which implies drawing meta-theoretical links between different types of empirical
findings, and their bibliographic search strategies, which require a strong command
of the specificities of biomedical and social scientific publication databases alike.

While there are “few worked examples” of qualitative evidence synthesis, an
increasing number of meta-ethnographies are published every year. This can be
understood as a result of the sheer number of publications that are already “out
there”—and hard to ignore—and of the natural connection between qualitative
research and the “patient’s view.” In other words, HTA practitioners can no longer
begin a new study without taking stock of the available published qualitative evi-
dence on the topic. The good news is that synthesis methodologies have made an
enormous leap forward in the past decade, exemplified by the international efforts
Booth describes and which have produced and shared tools and methodological
resources. Such efforts are particularly important since rigor in qualitative evidence
synthesis cannot depend upon a hierarchy in study designs.

Interestingly, while each individual published qualitative study may never have
been “intended to be generalizable,” a solid synthesis methodology may contribute
to increase their scope and policy impact. When reviewing a set of qualitative stud-
ies that address a similar topic, it becomes possible to identify divergent and conver-
gent findings across and within different populations and settings. A qualitative
evidence synthesis, thanks to its “interpretative richness,” can help to piece together
why and how such variations occur. In the quest to support patient-focused HTA,
one piece of the methodological puzzle that Booth clarifies very well is the distinc-
tion between a synthesis of the patients’ experience of a condition and a synthesis
of their appreciation of the outcomes of a particular technology or service. Whereas
the former will necessarily be broader in scope and require some theory building
(i.e., configurative), the latter may prove much more focused and potentially less
time-consuming (i.e., aggregative). Henceforth, for an HTA body not to engage in
the production of qualitative evidence syntheses would reveal an ideological rather
a methodological decision.
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17.4 What Do Future Methodological Challenges Lie
Ahead?

Considering the time and resources constraints that typically plague HTA bodies,
one may wonder whether these HTA bodies are able to conduct the kind of qualita-
tive primary research described in Part II of this book. Engaging in the production of
qualitative evidence syntheses seems more realistic. Yet, for an HTA body to be able
to tap on the competitive advantage of qualitative methods, it has to hire or subcon-
tract researchers who possess such research skills and experience. HTA producers
who are generally trained to perform quantitative systematic reviews would have to
learn how to read critically qualitative studies and be able to meaningfully extract
from social scientific studies evidence that is relevant to patients’ perspectives, pref-
erences, and experiences. They may also have to develop methodological skills in
the design of syntheses that integrate both kinds of evidence as suggested by Booth.

When it is not feasible to conduct a synthesis of qualitative evidence, for instance,
in the case of emerging technologies, performing qualitative primary research may
prove necessary. Preliminary ethnographic fieldwork or other qualitative methods
could be indicated in those circumstances. It would provide at the same time a great
opportunity to engage patients in the research process itself.

Among the future methodological challenges that the HTA qualitative research
community will have to handle is the place face-to-face data collection methods
should occupy within a digital world. For instance, deliberative interventions that
rely on audiovisual material-based tools may succeed in supporting informed online
deliberations among nonexperts (Lehoux et al. 2016; Lehoux et al. 2014).
Nonetheless, such online approaches may have to be combined with face-to-face
methods in order to foster inclusiveness and meaningful involvement of all partici-
pants, thereby maximizing the opportunity to democratically learn from each other
and co-produce rigorous patient-centered knowledge (Khodyakov et al. 2016).

17.4.1 Take-Home Epistemological Messages

Beyond knowing how to choose and apply the right methods, one needs to unpack
the epistemological underpinnings of patient-based evidence. As Tjgrnhgj-Thomsen
and Hansen point out, while patient preferences and patient experiences both reflect
patients’ perspectives, they are two different objects of inquiry. Moreover, patients’
perspectives on these objects are “emerging, relational, and shifting.” This observa-
tion has tremendous implications since it brings us back to the task of defining what
counts as patient-related knowledge, how such knowledge can be produced, what is
knowable, and why it should be known. While Booth underscores that a constructiv-
ist orientation in qualitative methods may prove less directly relevant to decision-
makers, we believe that it prevents from “positing an apparent consensus as the
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patient’s view” since it explicitly recognizes how such views remain “the result of
context-dependent social interactions wherein perplexing dynamics contribute to
the creation of dominant narratives” (Lehoux et al. 2006, p. 2103).

As underscored by Street and Lopes, methods to elicit patient’s perspectives,
experiences, and preferences are likely to deliver the diversity a deliberative democ-
racy requires. Yet, one then needs to clarify the policy implications of such diversity.
Here it is not so much the type of evidence being gathered that is at play, but the
relationship HTA entertains with the policy sphere. The credibility and legitimacy
of an HTA body that ventures into the generation of patient-based evidence will be
increased if it can consistently show a strong command of qualitative methods and,
as underscored by Tjgrnhgj-Thomsen and Hansen, this is not a mere technical chal-
lenge. Rigor in qualitative research requires a strong ability to think qualitatively
and therefore to reflexively address the participants’ and one’s own subjectivity.

17.4.2 Concluding Remarks

In this chapter, we argued that qualitative research methods cannot reasonably be
considered an “emerging” topic anymore by HTA producers. The qualitative
research scholarship is vast, mature, and dynamically responsive to the digital world
in which our societies evolve. Furthermore, when it comes to making sense of
patients’ perspectives, experiences, and preferences, it possesses a clear competitive
advantage over quantitative methods since it can clarify why, how, and in what con-
text patient-based evidence-based healthcare may flourish.

Yet, like any other specialized scientific endeavor, qualitative methods call for a
specific body of knowledge, know-how, and skills. Such methodological expertise
has to be rigorously acquired and applied. It often also requires a social scientific
“lens”; otherwise, one may be trying to piece together different data fragments
without using an explicit, consistent theoretical framework.

We do not believe that there is neither a “quick and fast” way to become a solid
qualitative researcher nor a “simple and cheap” way to produce rigorous and non-
complacent patient-based evidence. HTA scholars and practitioners should there-
fore resist ill-informed policy demands for such kind of diluted evidence since they
entail a waste of precious human and financial resources. Providing policymakers
with instant coffee may temporarily relieve them from a lack of caffeine, but, in the
long run, they are likely to miss the very substance that makes a coffee a coffee,
including the long and taxing process by which the coffee beans are grown and
harvested, packaged and shipped, and roasted and ultimately brewed.

In other words, HTA as a field must stay true to the rich, complex, and at times
conflicting realities of patients. Fulfilling this aspiration requires, beyond the neces-
sary allocation of time and resources, a reflexive, theory-informed, and rigorous
distillation of large amounts of qualitative data, which will improve our ability to
account for technology’s role in patients’ everyday life and context.
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Chapter 18
Discussion: Research to Promote Patient-
Based HTA

John F.P. Bridges and Ellen M. Janssen

18.1 Introduction

This chapter provides an overview of research methods that can be used to enhance
patient collaboration and incorporate patients’ perspectives into HTA. The first part
of this chapter discusses the foundations of patient-based HTA. First, we discuss
two different approaches to patient-based HTA, the collaborative approach and the
scientific approach, and overview the ethical and practical implications of patient
collaboration in HTA. Secondly, we give a brief summary of the chapters covering
patient-reported outcome measures (PROMs), discrete choice experiments (DCEs),
and analytical hierarchy processes (AHPs) as examples of the scientific approach to
patient-based HTA. In the second part of this chapter, we discuss next steps and
gaps surrounding methods that can be used in patient-based HTA. It is clear that
patient-based HTA has regained popularity in recent years, yet more research is
needed to explore the validity and generalizability of methods that measure patients’
perspectives and how to incorporate them into patient-based HTA. We caution that
more care needs to be taken to ensure that collaboration with patients and patient
groups is based on mutual respect and that patients’ perspectives are clearly repre-
sented. We conclude the chapter by discussing what is currently missing in patient-
based HTA and call for comprehensive guidance on patient-based HTA with
increased transparency and collaboration across researchers, patients, agencies, and
other stakeholders that want to advance patient-based HTA.
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18.2 Foundations

The original goal of HTA was to be an organized, transdisciplinary effort to assess
the intended and unintended consequences of new medical technologies (Chap. 1).
While there are many who still want to live up to these lofty goals (Banta 2003), one
could easily be mistaken that HTA has been hijacked by health economists who are
focused only on the payers’ perspective of medicine (Bridges 2005; Henshall et al.
1997). It was from the shadows of this “cost-per-QALY” paradigm, most dominant
in the first decade of this millennium, that an alternative paradigm that placed the
patient at the heart of HTA regained strength (Bridges 2006a). To be more correct,
it would be appropriate to think of these patient-centered efforts like a resistance
movement. Like many other empowerment movements in society, the concept of
patient centeredness is best described in its absence (Vogt et al. 2006). Initially this
counterrevolution was fragmented—a series of isolated efforts targeted at chipping
away at the dominance of cost-per-QALY thinking (Bridges and Jones 2007). Over
time, however, it has become more organized, more consolidated, more scientific,
and eventually, more accepted in HTA (and more broadly in medicine) (Abelson
et al. 2007). In this chapter, we summarize some of the main factions that have
emerged in this movement to patient-based HTA, many of which have been dis-
cussed in the previous chapters; we ask if these efforts have been impactful and
speculate as to what lays ahead for patient-focused HTA.

While patient-based HTA emerged circa 2004-2006, there is no denying that its
foundations can be found in earlier grassroots disease and patient advocacy efforts
(Bastian 2000). Identifying the exact antecedents of this crossover into HTA is hard
to determine. Was it an endogenous “push” effort on behalf of these advocates who
were seeking a seat at the table, or were these advocates actively pulled into HTA by
those who saw the injustices of a payer-centered cost-per-QALY exercise?
Alternatively, one can see these first efforts to create patient-centered outcomes
research as a purely theoretical exercise—a dream of an alternative evaluation para-
digm that was either more patient centered (Loukanova et al. 2007) or one that had
a stronger theoretical grounding than the prevailing paradigm of cost-effectiveness
analysis (Bridges 2003; Bridges 2006b; Rotter et al. 2012).

18.3 Two Schools of Thought

Irrespective of the foundations of the movement, there were two broad schools of
thought that emerged in these early years — and these have tended to prevail over the
years. The first was focused on supporting patients to participate through represen-
tation, consultations, and testimony (Chap. 6). Different to qualitative research, as it
was often neither a systematic nor generalizable research effort, this participation
movement was aimed at getting patients’ voices into the same room as the decision-
makers or to enlist patient representatives in active decision-making.
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The second school of thought of incorporating patients’ voices into HTA was
focused on the use of scientific methods to document the needs, experiences, and
preferences of patients and other stakeholders to explicitly inform HTA and other
medical decisions (Chaps. 9, 10, 11). This second movement focused on research
and was predominantly driven by university researchers from diverse disciplines.
These academics were quickly joined by a broader cadre of researchers from con-
sulting and the pharmaceutical industry who saw an opportunity to use patient-
focused research as a mechanism to broaden the criteria used to judge innovation
and value (Bridges et al. 2008).

This second school of thought could be simply dichotomized into a qualitative
and quantitative approach that focused on either telling a rich/complex narrative
(Hansen et al. 2011) or a parsimonious/numeric approach (Donaldson 2001), but—as
the chapters above indicate—such a dichotomy would be flawed. Furthermore,
despite the obvious need and numerous attempts to develop a better taxonomy to
distinguish these efforts (Coast et al. 2012, MDIC 2015"), there has been very little
progress in conceptualizing the various research methods (Chap. 4). The residual
confusion that persists as to how these methods are classified has certainly acted as
a barrier to the broader dissemination and implementation of patient-focused scien-
tific efforts in HTA and in medicine more generally.

18.4 Patients Collaborating in HTA Research
and Evaluation

To a large extent, Chaps. 8 and 16 deal with the subject matter consistent with the
first school of thought—patients collaborating in HTA—with de Wit and Gossec
focusing on patients’ participation in clinical research and Gagnon and colleagues
focusing on evaluating the impact of involving patients in HTA. This is not to say
that the topics covered in the other chapters in Sect. II have ignored the concept of
patient collaboration. For example, multi-criteria decision analysis (MCDA) meth-
ods have now become more common in HTA circles, and techniques like analytic
hierarchy process—covered in Chap. 11 by Danner and Gerber-Grote—could be
utilized in getting patients and other stakeholders more actively involved in the
deliberative process(es) within HTA (Hummel et al. 2014).

The lack of relevant case studies in HTA emphasizes that patient collaboration in
HTA is an evolving field in which stakeholders should adopt an attitude of co-
learning and maintain flexibility in their partnership approaches as the field evolves.
While, from an ethical standpoint, patient involvement should be sought regardless
of its “added value,” evaluating patient involvement can help stakeholders learn
from the work of others and can result in the improvement of collaborative prac-
tices. Thorough evaluation of patient involvement in HTA could help guide patient

"Medical Device Innovation Consortium.
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involvement; it could also result in practices that meet evaluation guidelines but are
not in the spirit of true collaboration. Therefore, especially in the early stages of
patient-based HTA, funding agencies and other stakeholders will need to provide
flexibility to allow for true patient-researcher collaboration.

18.5 Scientific Research Methods

While the use of scientific research methods to capture the perspectives of patients
and other stakeholders relevant to HTA are not necessarily superior to efforts that
support patients to participate in HTA, they do serve important roles in promoting
patient-based HTA. Scientific methods allow researchers to capture the perspectives
of a larger group of patients than those that are able to directly participate in HTA
processes. Most importantly, the use of science has been justified in combating the
perspective that the patients’ perspective is the “soft side” of HTA.

Chapters 9—15 of this part deal with various research methods to capture patients’
perspectives. Given that those chapters that deal more with qualitative methods have
been eloquently discussed by Lehoux and Jimenez-Pernett, this section will focus
on the methods that are more quantitative in nature. Again, the qualitative/quantita-
tive dichotomy may be a suboptimal way to categorize scientific research methods
targeted at incorporating patients’ perspectives into HTA. This said, this dichotomy
between qualitative and quantitative methods has been categorized elsewhere (Curry
et al. 2009).

Chapters 9, 10, and 11 of this volume detail three emerging factions targeted at
quantifying patients’ perspectives. The chapter by Haywood and colleagues details
techniques for developing robust and relevant PROMs for use in HTA. Tockhorn-
Heidenreich and colleagues discuss the use of DCEs (a common example of a
broader class of stated-preference methods) in quantifying preferences of patients
and other stakeholders. Finally, Danner and Gerber-Grote discuss the use of AHP (a
common example of MCDA methods) in eliciting patient preferences. While this is
not an exhaustive set of quantitative methods aimed at capturing the perspectives of
patients and other stakeholders, they do represent three of the most influential fac-
tions within this movement.

18.5.1 Measuring What Matters to Patients

The PROM has quickly gained in prominence in the use of clinical trials and health-
care decision-making with the intent to bridge the gap between clinicians’ and
healthcare decision-makers’ understanding of the effect of disease and the patient
experience. PROMs might capture symptom status, physical function, mental
health, social function, and well-being (Nelson et al. 2015). As Haywood and col-
leagues point out in Chap. 9, well-developed PROMs reflect patients’ perspectives
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and can therefore help HTA bodies understand the true value of a health technology.
However, researchers or third party stakeholders have generally pushed the PROM
movement forward with limited consideration of patients’ perspectives. Therefore,
many PROMs are not patient centered or patient relevant (Wiering et al. 2016;
Trujols et al. 2013). Patients should be involved in the development of the PROM
from item identification to refinement and evaluation (Staniszewska et al. 2012). If
PROMs succeed in capturing some of the patient experience, they have tremendous
potential to move patient-based HTA away from simple cost-per-QALY thinking,
especially if patient-motivated importance weights can be assigned to different
outcomes.

18.5.2 Stated-Preference Methods

In Chap. 10, Tockhorn-Heidenreich and colleagues discuss four steps to conducting
a DCE, a type of stated-preference method, and discuss methodological challenges
of this method within an HTA context. DCEs provide a robust set of tools for quan-
tifying people’s priorities, preferences, and values and have been applied in market
research, transportation, environmental policy, and health (Hauber et al. 2013).
Guidelines on conducting DCEs have emerged in recent years (Bridges et al. 2011;
Johnson et al. 2013; Hauber et al. 2016). However, since DCEs are conducted in
tightly controlled experimental settings and ask participants to make hypothetical
choices, it is not clear whether participants would display the same preferences if
they experienced the consequences of their choices. Checks on the internal logic
and consistency of DCE studies, how participants make choices, and for the external
validity and generalizability of DCEs are needed. Furthermore, techniques for
developing DCEs and for incorporating DCE results into HTA and other decision-
making processes need to be examined.

18.5.3 Multi-Criteria Decision Analysis Approaches

Danner and Gerber-Grote discuss AHP, a form of MCDA in Chap. 11. AHP can be
used to structure and support complex decision problems in healthcare (Hummel
et al. 2014). AHP can serve to increase the transparency of decision-making pro-
cesses and to elicit preferences for decision criteria. These methods raise a number
of questions regarding preference elicitation that have not been answered yet. When
preferences vary between patients, clinicians, or other stakeholders, decision-mak-
ing processes need to account for these different preferences. As more research is
done on AHP and MCDA, it remains important to be transparent about the limita-
tions of these methods (and other methods as well), especially since one of the
objectives of patient-based HTA is to create a more transparent decision-making
process.
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18.6 What is Next?

As patient-based HTA is starting to become more common, it is important to ensure
that researchers do not view patient collaboration as simply another box to check.
This attitude could lead to token involvement and undermines the philosophy of co-
learning and mutual respect that should be the basis of patient-researcher collabora-
tion. Existing frameworks on how patients can and should be involved often
maintain a paternalistic and protective approach that directly contradicts the spirit of
equal partnership. Therefore, to truly reflect an environment of collaboration
between patients and other stakeholders, patients should be involved as experts on
living with the condition of interest.

While guidelines on designing PROMs and conducting DCE and AHP studies
exist, questions regarding the application of these studies remain. First, researchers
will need to conduct studies to examine the validity and generalizability of patient-
centered results and will need to develop tests that can be used to evaluate the valid-
ity of a patient-centered studies. In doing this, the different scientific methods should
learn from each other; for example, MCDA researchers might be able to adapt some,
but not all, of the validation approaches currently used for PROMs. In addition,
further research comparing preference methods might shed light onto the quality
and applicability of different approaches. For example, many researchers prefer
DCE over AHP because DCE is grounded in economic theory (random utility theory
(McFadden 1974)), while AHP is not. More studies that compare the performance
of these methods might provide insight into the merit of these concerns (Ijzerman
et al. 2012). Secondly, frameworks on how to incorporate patient research partners
in PROMs, DCEs, and AHP should be developed to aid researchers new to patient
involvement. Thirdly, ways to combine the results of the different patient-centered
methods should be incorporated. For example, conducting a DCE on PROM items
could help assign importance weights to each of the items in the PRO instrument.

18.6.1 What is Missing?

Patient partnership collaboration in HTA is an evolving field in which researchers,
decision-makers, and other stakeholders should be encouraged to share experiences
and adjust approaches as the field evolves. Guidance on design and how to conduct
particular scientific studies to elicit patient preference information, such as DCE,
have been developed. However, a set of good research practices or guidance docu-
ments on patient involvement and collaboration could help those that are new to
patient-based HTA to effectively implement patient partnerships. These documents
would need to emphasize the evolving nature of patient-based HTA. In addition, to
encourage patient involvement, funding agencies and other stakeholders might need
to become more aware of the challenges that patient collaboration can bring and put
in place flexible mechanisms to address these challenges.
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A connected network of researchers, patient advocates, and other stakeholders
actively involved in patient-centered research and decision-making could help
accelerate patient involvement in healthcare. For example, a comprehensive taxon-
omy of patient-based efforts in HTA and other decision-making mechanisms would
allow stakeholders to learn from each other’s initiatives. Section III of this book
provides an overview of patient-based efforts around the world, but this list will
need to be continuously updated to reflect the ever growing and changing field of
patient involvement in healthcare decision-making.

18.7 Conclusion

In this chapter, we discuss the rise of patient-based HTA as a counter movement to
traditional cost-effectiveness approaches. We discuss the foundations of patient-
based HTA within the context of disease and patient advocacy and examine the
emergence of two schools of thought within patient-based HTA: the representation
school of thought and the scientific methods school of thought. We give a brief
overview of the first school of thought by discussing Chap. 8 in which de Wit and
Gossec examine patient collaboration in HTA and Chap. 16 in which Gagnon and
colleagues discuss the need to evaluate patient involvement in HTA. We then sum-
marize the scientific methods school of thought by briefly discussing material cov-
ered in Chaps. 9, 10, and 11 on PROMs, stated-preference methods, and MCDA.

As patient-based HTA evolves, it is clear that these two schools of thought do not
need to be separate. Patients as collaborative research partners can aid in the design
and interpretation of scientific studies that are meant to capture their perspectives.
Furthermore, the presence of one or more patient representatives on HTA boards
does not preclude the use of patient-centered evidence obtained from PROMs,
DCEs, or AHP. As patient-based HTA evolves, patients will increasingly need to be
involved as equal partners on research and decision-making boards. Patients can
help interpret evidence on the perspectives of larger groups of patients. To ensure
the adoption of patient-based HTA, clear but flexible guidelines on the use of
patient-centered methods should be established, and properties of validity and reli-
ability of patient-centered studies need to be examined.
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Chapter 19
Australia

Sally Wortley and Janet L. Wale

19.1 Introduction

At a national level, the Australian Government has two main HTA committees that
make recommendations to the health minister/government for public funding of
health interventions. These are the Pharmaceutical Benefits Advisory Committee
(PBAC) for medications and vaccines and Medical Services Advisory Committee
(MSAC) for medical services, diagnostics, and devices. Both have at least one
patient representative (sometimes two) on their expert committees and provide
opportunities for public and patient input, either as individuals or as organized sup-
port groups. Consultation takes place at different stages of the HTA process. PBAC
has an input process at appraisal stage, whereas for medical services input is sought
at the protocol or scoping stage with specific questions to address. While other HTA
activities occur outside these processes—including at a state, hospital, and private
health insurance level—in this chapter we focus on review and reform in patient
involvement centered primarily on these two programs.

19.1.1 HTA and National Public Reimbursement

Nationally, health technologies are reimbursed through the Pharmaceutical Benefits
Scheme (PBS) and the Medicare Benefits Schedule (MBS). In 1954, under the
National Health Act (1953), the PBAC was established as an independent expert
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body appointed by the health minister of the Australian government to advise the
minister on the listing of new medicines on the PBS for government subsidy. The
Act requires that when considering a proposal for listing of a new medicine on the
PBS, the comparative clinical effectiveness and cost effectiveness are assessed to
ensure the community is receiving “value for money” (Lopert 2009). MSAC was
established some years later, in April 1998, as a non-statutory committee to advise
the Minister on the public subsidy of medical services. The model was similar to
PBAC in that comparative evidence was to be assessed, but in this case relating to
safety and financial impact in addition to clinical effectiveness and
cost-effectiveness.

19.2 Impetus for Patient Involvement

The largest reform in Australian health policy was arguably the establishment, in
1984, of Medicare, Australia’s universal health system. Around this time the
Consumers Health Forum (CHF) was also born. The CHF was set up as a national
body to provide patient and community perspectives in health policy (Bastian 1998).
Indeed, over the years the CHF has been, and continues to be, a key organization
and driver of patient involvement in Australian HTA decision-making. Much of the
policy discourse around patient involvement in Australian HTA is about improving
health outcomes and increasing transparency of decision-making (Department of
Health and Ageing 2009).

Inrecent years the focus on early access to new health technologies has increased.
Patients (and patient organizations) also want greater opportunities to communicate
their experiences, particularly in situations where there is a paucity of clinical evi-
dence or where cost-effectiveness has not been demonstrated. Such cases include
the assessment of trastuzumab for breast cancer (MacKenzie et al. 2008) by the
PBAC, which saw well-organized patient groups successfully advocating for reim-
bursement of treatments. This has motivated other patient groups to follow similar
strategies, particularly around treatment for rare diseases. This has meant that the
Australian government needs to manage patient expectations within an evidence-
based framework while addressing increasing expenditure associated with advances
in technology.

In 2004, a research report was commissioned to look at the impact of such devel-
opments (Productivity Commission 2005). This was followed by the 2009 Australian
HTA Review (Department of Health and Ageing 2009), the 2015 Efficiency in
Health Report (Productivity Commission 2015), and more recent reviews around
specific MBS (Department of Health 2015) and PBAC processes (Parliament of
Australia 2015). Each review makes recommendations in respect to increasing
transparency and more strongly structuring patient involvement in HTA used for
decision-making.
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19.3 Patient Participation

The main approaches to patient involvement in Australian HTA include the appoint-
ment of patient representatives on the PBAC and MSAC and call for input by indi-
vidual patients, their caregivers, patient groups, and others. Both committees have
incorporated a position for at least one patient representative over the last 15 years.
Until recently, all patient representatives on the committees have been nominated by
the CHF. In 2008, the CHF was commissioned by the Department of Health and
Ageing to prepare a number of patient impact statements for the PBAC which
allowed patients to describe how a condition affected their daily lives and the impact
on caregivers. The funding for this however was not sustained.

Currently for the PBAC, the agenda is made public 6 weeks prior to the committee
meeting with comments to agenda items invited through the PBAC and PBS websites.
The agenda is based on prepared submissions by pharmaceutical industry. Comments
received through public consultation are reviewed and presented by the patient repre-
sentative on the committee for consideration at PBAC meetings. While this process
allows individual patients, patient groups, and others to provide comments, the use of
the online template is optional, and patients are not provided with details regarding the
evidence that is submitted to PBAC nor are they provided with feedback as to the
usefulness of their comments to the decision-making process. The public summary
documents produced by PBAC to inform stakeholders on the rationale for specific
PBAC recommendations acknowledge the patient input received but lack detail about
the content of the input or how it influenced the conclusions.

The MSAC process invites public comments at the protocol development stage.
This was a change following the Australian HTA Review in 2009, which saw the
establishment of a Protocol Advisory Sub-committee, public consultation on proto-
cols via an online questionnaire, and the introduction of patient impact statements
for presentation to MSAC. One of the roles of the CHF has been to notify their
member base of upcoming reviews so as to encourage submissions of statements
and comments. Any feedback received from the public and patients during the eval-
uation process are then summarized in the public summary document that outlines
the considerations and recommendation regarding reimbursement under the MBS.

19.4 Use of Formalized Patient-Based Evidence

Around the time of the 2009 HTA Review, a new framework was also established to
evaluate, and potentially disinvest, items already listed on the MBS. The MBS
Quality Framework (Department of Health and Ageing 2010)—Ilater called the
Comprehensive Management Framework (CMF)—aimed to develop a systematic
approach to reviewing existing items that had previously not been formally evalu-
ated. The approach included a review of the evidence base, along with a detailed
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assessment of the use of the item and a focus on stakeholder views and perspectives.
As part of this, the Department of Health commissioned a number of demonstration
reviews to be undertaken by organizations with HTA methodological expertise.
Most reviews included a separate section describing and analyzing the literature on
patient values and preferences for the particular medical service. This was the first
time that such an explicit evidence-based process was followed for capturing patient
perspectives in HTA reports. However, subsequent reviews under the CMF were not
required to systematically look at this type of evidence and needed to follow a faster
process. This work now continues under the MBS Review Taskforce as a rapid and
clinically led process (Department of Health 2015).

A second patient involvement initiative was trialed within the MSAC decision-
making process. In 2012, the CHF was awarded a short-term grant by the Department
of Health to develop a formalized methodology to collect and analyze patient stories
This was the “Real People Real Data” project, which generated a tool kit and story
wheel for use in health decision-making (Consumer Health Forum of Australia
2013). The tool was piloted for use in a number of organizations, including the
MSAC, and the evaluation found benefits for both patients and decision-makers.
While the tool kit is available freely for use, it has not been imbedded into either the
MSAC or PBAC processes.

19.5 Recent Developments

Developments continue up to the present time. One is the implementation of con-
sumer hearings as part of the PBAC process. These hearings were introduced during
the 2015 Senate Committee inquiry on the availability of new innovative and spe-
cialist cancer medicines. The inquiry heard that patients wanted a more active role
in the PBAC process, particularly for technologies where there was a lack of evi-
dence. The inquiry also made public that for one particular PBAC meeting, the
patient representative needed to review and analyze over 2000 individual submis-
sions received as part of the public consultation process (Parliament of Australia
2015). It was at this particular PBAC meeting that a new consumer hearing process
was piloted.

The consumer hearings were initiated as a means to give patients another avenue
for input. The hearings are not held for all items being considered by the committee
but rather for those identified by the PBAC as needing further interpretation around
their benefits and harms (Ley 2015). For these selected items, patient groups and/or
representative patients are invited to attend a face-to-face meeting with members of
the PBAC. Items have included technologies for hepatitis C, melanoma, chronic
lymphoma, and inflammatory bowel disease.

The MBS review announced in 2015 also has the potential to offer further oppor-
tunities for patient involvement within the assessment of medical services. There is
a need to involve patients in a “reshaping” of the Medicare system, which will
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require decisions around which technologies should no longer be subsidized on the
MBS (Department of Health 2015). The government has earmarked substantial
funds to undertake this process, and the CHF is engaged in nominating representa-
tives on clinical working committees.

19.6 Challenges and Future Needs

There are a number of challenges to strengthening patient involvement in the HTA
system. One is the way in which HTA decision-making is structured in Australia.
Any changes to the process, including how patients are involved, need to have min-
isterial approval and may require changes in legislation. For example, legislative
change would be required for the PBAC to explicitly consider social values in addi-
tion to effectiveness and cost-effectiveness. Ministerial approval was needed to run
the PBAC consumer hearings. Health policy is politically charged in Australia, and
as such changes are time-consuming and often constrained by resources and politi-
cal sensitivities. This perhaps explains in part why so many recommended reforms
with the Australian HTA system have stalled (Productivity Commission 2015).

While other HTA organizations have continued to increase transparency within
their systems through improved patient involvement, Australian HTA suffers from a
lack of dedicated resources to support patient involvement initiatives. Such support
could be used for patient training, developing plain language information on the
Australian HTA system and where opportunities exist for patient input, clarity on
the purpose of this input, and on what decision-makers want to know from patients
and why (Wortley et al. 2016). Including patients earlier in the assessment and hav-
ing a greater number of patient organizations in the HTA process and at different
points have also been suggested (Lopes et al. 2016).

The absence of detailed methodological guidance in this area also is a key barrier
to systematically including patient-based evidence in Australian HTA reports. As
part of systematizing the inclusion and formal assessment of evidence on patient
values, experiences, and preferences, the PBAC and MSAC guidelines would ben-
efit from a requirement that literature on patient values and preferences be included
within both pharmaceutical industry submissions and assessment reports. This
would provide additional background to the patient and public comments received
during the consultation processes.

Finally, there is a real need for formal, publically accessible evaluation of patient
involvement initiatives, including the current PBAC consumer hearings. The only
formal evaluation undertaken to date has been within the confines of the ‘“Real
People Real Data” CHF project, funded by the Department of Health (and therefore
a requirement of the funding) (Tong 2014). Patient involvement could be strength-
ened by a better link between efforts to seek patient input into HTA activities, infor-
mation on what and how that input was utilized, and meaningful involvement in
PBAC and MSAC and MBS processes.
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19.7 Conclusions

The Australian HTA system has long acknowledged the role of patients in decision-
making. The challenge in the coming years will be in identifying which processes
to improve patient involvement are preferred across the various stakeholders and
how they are able to be utilized in committee decision-making. The Australian
health system in 2016 is experiencing an unprecedented time of review, and this
current cycle of review offers the best opportunity yet to reform and strengthen
patient involvement in the Australian HTA processes.
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Chapter 20
Brazil

Aline Silveira Silva, Clarice Alegre Petramale, Roberta Buarque Rabelo,
and Vania Cristina Canuto Santos

20.1 Introduction

This chapter describes the activities that are being developed to improve the mecha-
nisms of patient and public involvement in the Brazilian HTA process. In recent
years, there has been ongoing analysis and discussion regarding how to introduce
patient and public participation into HTA processes in the Brazilian Public Health
System (SUS). Community participation is one of SUS’s guidelines stated in the
Federal Constitution (Brazil 1988) and one of the principles outlined in Organic
Health Laws (Brazil 1990a, 1990b). In 2011, the National Committee for Health
Technology Incorporation (CONITEC) was created, and the participation of civil
society in the HTA process was formalised. In addition, one of the CONITEC’s
responsibilities is to promote actions motivating social participation (community or
individual involvement in decision-making) in this process.

20.2 Processes for Involvement

CONITEC assesses all types of health technologies. According to Law n. 12,401
(Brazil 2011), public participation in HTA occurs through participation of a mem-
ber of the National Health Council (CNS), who represents citizens and users of
SUS. Public participation is also achieved by public consultation on all recommen-
dations and by public hearings in relevant cases.
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20.2.1 Public Consultations

All recommendations issued by CONITEC are open to public consultation for
20 days. In addition to representation in the plenary session through the CNS, the
public consultation enables patients, caregivers, patient associations and other
stakeholders to participate. Suggestions made in consultation are submitted by a
form on CONITEC’s website.

In 2012, the year in which CONITEC activities were started, there were 36 pub-
lic consultations. The most frequent participants were health technology developers
and educational institutions. No individual patients participated, only patient asso-
ciations. Therefore, it was necessary to develop a strategy that would increase and
improve the response of SUS users.

So in late 2014, a specific public consultation form was created to capture the
perspectives of patients and caregivers related to the technologies assessed.
Thereafter, the contributions were submitted in two forms. One for ‘technical and
scientific contribution’ and the other, for ‘opinion or experience’, captured patients’
and caregivers’ experiences regarding the technology under assessment.

Since 2015, CONITEC began producing summarised versions of its technical
reports prepared in a simplified language to help understanding of the reports and
enable SUS users to contribute more easily.

From its creation in 2011 up to December 2015, CONITEC performed 143 pub-
lic consultations, receiving over 20,000 contributions, 5000 per year on average and
more than half of these were from SUS users. The spreadsheets with the suggestions
received are available on the CONITEC website. Their compilation and discussion
is part of the final technical report, also available on the website (CONITEC 2016).

20.2.2 Surveys

To investigate patient and public needs and preferences, CONITEC began surveys
related to its Clinical Protocols and Therapeutic Guidelines (PCDT) in 2015. The
first survey used a structured questionnaire on the CONITEC website to gather
patient and caregiver opinions about the critical issues that needed to be considered
in the PCDT for rare diseases. The survey was disseminated to experts and the target
audience (rare diseases patients). CONITEC received 1140 responses, almost all
from patient associations, caregivers, patients, and patient guardians. The responses
were considered by health and research experts developing the PCDT.

In February 2016, CONITEC performed another survey to gain feedback on the
update of all PCDTs published in 2012 and 2013. On this occasion, patients and
users had the opportunity to provide information about their diseases and sugges-
tions, such as healthcare improvement, appeal for new technologies and aspects that
in their perspective were critically needed to be addressed in the PCDT. In the new
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PCDT format, patients and experts will be able to participate in the development of
the PCDTs, and there will be a new section with information for patients.

20.2.3 Communication and Transparency

Simple and effective strategies have been developed to support communication and
transparency, which are essential ingredients for credibility and adherence of
patients and professionals to CONITEC’s recommendations.

In 2014, CONITEC began publicising its consultations through social networks,
website and email lists aiming to reach the interested audience and ensure a greater
participation. People can register on the website to receive information in a monthly
newsletter. This has increased public participation of over 400% in the number of
annual suggestions: from 2584 in 2014 to 13,619 in 2015.

The quality of suggestions has also been improving. In 2014, CONITEC identi-
fied the need to simplify and construct forms for the target audience. The use of
simpler forms better targeted to aspects of patient or caregiver experiences improved
the benefit of these contributions in the CONITEC’s plenary session discussions,
increasing the quality of the Brazilian HTA process.

The institutional website was elected as the platform for communication and
transparency initiatives. Among other information, it offers a list of all technologies
analysed, agendas of plenary sessions, past and ongoing public consultations, final
decisions, specific legislation, National List of Essential Drugs of the SUS, and all
published PCDTs.

A plain language guide was developed to explain how to participate in the assess-
ment and incorporation process of health technologies and to improve understand-
ing, increase the skills of non-professionals contributing and providing guidance for
patient and public contributions.

20.2.4 Patient Representation in the Plenary Session

Some HTA topics assessed by CONITEC in 2014 and 2015 required participation
of patient representatives from associations in the plenary session, aiming to solve
issues related to the use of technology (e.g. fingolimod for the treatment of multiple
sclerosis and budesonide 200 mcg/formoterol 6 mcg in aerosol suspension for the
treatment of asthma). This participation brought information from the unique exper-
tise of patients about the issues discussed. It is necessary to enhance this mechanism
by identifying the best participation method.



246 A.S. Silva et al.

20.3 Future Plans

Some strategies that may be implemented to support patients to participate in
CONITEC assessments in the coming years are:

(a) Participation of patient representatives in the CONITEC plenary session for all HTAs

(b) Training and support for patients through targeted meetings

(c) Enhancement of analysis of patient and public suggestions received through the
public consultation

(d) Implementation of the pilot project ‘media doctor’, aiming to follow up and
analyse the news published by the national media regarding HTA and CONITEC,
to accurately inform patients and the public about HTA

The participation contexts still pose great challenges to be solved in the next
years. For patients to be more involved in HTA in Brazil, policy makers and those
supporting them must carefully plan and assess the strategies to be used, since the
participation is a political construct to be improved, reoriented, and understood in
its various contexts, such as that of HTA.
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Chapter 21
Canada

Laura Weeks, Elaine MacPhail, Sarah Berglas, and Michelle Mujoomdar

21.1 Introduction

HTA in Canada takes place at the hospital, regional, provincial/territorial and pan-
Canadian levels. Each HTA programme has a different remit, depending on stake-
holder needs, and can include assessment of medicines, medical devices, diagnostics,
procedures and health and social service programmes. Canadian HTA organisations
share common goals for patient involvement but have developed different approaches
to achieve them that fit within available resources, timelines and expertise. In this
chapter, due to the large number of programmes, we describe patient involvement
within a subset that represents HTA at different jurisdictional levels. The included
examples are not an exhaustive representation of patient involvement in HTA in
Canada; however, they should provide a comprehensive description of the range of
strategies used. We begin by describing patient involvement strategies across seven
HTA organisations, as summarised in Tables 21.1 and 21.2. We compare strategies
and highlight unique features and challenges within each programme. We close the
chapter with a focus on how some Canadian HTA organisations are evaluating and
accordingly adapting their patient involvement strategies.

21.2 Patient Involvement Strategies

Patient involvement strategies used within Canadian HTA organisations fall into
five broad categories: stakeholder feedback, use of patient input templates, synthe-
sis of published literature, interviews and focus groups and committee
participation.

L. Weeks (0<)) » E. MacPhail « S. Berglas « M. Mujoomdar
CADTH, Ottawa, ON, K1S 5S8, Canada
e-mail: lauraw @cadth.ca

© Springer Nature Singapore Pte Ltd. 2017 247
K. Facey et al. (eds.), Patient Involvement in Health Technology Assessment,
DOI 10.1007/978-981-10-4068-9_21


mailto:lauraw@cadth.ca

L. Weeks et al.

248

yoeqpaaj-pue-indur-juaned/ipoad/ed-yipesmmm//:sdiy 998,
yndur-juaned/1pa/sad1AIos-s)onpold/op-om-1eym/UIPed-1noqe/ed Iped mmm//:sdny 909G,

JuawIssasse A30[0uyd9) J[IUIS /7§ YUSWIATOAUT Juanjed 77 ‘@anruuio)) Matady wadxg YOO HyFd ‘maraay Sniq ASojoouQ uerpeue)-ued yqood
‘oiqeoridde jou yy/N uowssasse A3o[ouyod) o[dnnw Y ‘MIIAdY Sni uowwo)) ¥ 7D ‘YIBOH UI SIISo[ouyda], pue s3ni(] I0j Aduady ueipeur)) [ 1JdV)D

syuedronred S[00} JUAWRINSEIW PUB SAWOIINO Q01ApE
)M SUOT)ORIIUI QATSUIIXH o Arepuooas pue Arewrid ‘siojereduwoo ugisop
ereIouoy pred Surpnpour ‘spern pauueld uo Auedwod [ein 901ApE
are syuedronred pomaIAINU] « 0 UQAIS 9DIAPE 0] SAINQLIUOY) » MI1AIUI Juoned [enpIAIPU] o 8-9 | [eomwurd Sni | dYnuAS
SIaqUIAUI QIO
YIomawrerj dATeIqIap jo 1oddns 11adxe ‘quaned ou ‘orpqnd om) 10 dUQ
M SUOTJBIIQI[OP 99)IIWWOD UI PIs() o | (2INP20Id/001AD) SISOYIUAS QINJLINIT »
(21npao01d/ad1A9p) 90UIPIAD (Snap) roquow orjqnd (Sn1p) dnoi3 yuoned
SNo103LI pue dAISudYAIdwod £q suone1aqIop Ioj PISLIBWWNS o ou J1 syudned [enpiatpur pue sdnoi3 (aapaooid
Surpraod s1sayIuAs aInjeIay « (Snip) | juoned £q ojerdwo) v1a paprwgns nduy « 901AdD
(Snip) oyedronted 0y S[eLI) [BOIUI[D JO APISINO Pasn dIe SInIp SUOTJEPUWIIOII ‘sse[o
spenprarpur pue sdnois juened MOY JO Surpue)sIopunN ISLAIOUT pue pue 110da1 jjeIp ‘SaIpNIS 3nip) asn
10§ sonmunyzoddo ofdnnip « | sowooino jueyrodwi-juened AJIIudprI O, « POpN[oUl UO JOBQPIJ JIOP[OYAN RIS o 89| VLINIo VLS| rewndp
SIoquIowW
areudoidde JopTwod 113dxa juaned 21y,
J1 ‘UOT)EPUAWTODAT JO dnoi3 juoned ou j1 syuonjed [enprarpur
UOTRIOPISUOIAI PUB 9 TWUWOD Joquuowt pue sdnoi3 juoned pardysiar
1adxo £q uoneraqiep | juened £q uoneraqiop 10 pasSLIBWIWING e £q oye[dwa) v1a pannugns nduj « (Snup
JI0J SUOT)EPUSTUIOIAI [eNIUT S)[NSAI [e11) [EOTUT[O ASI[EN)XAIUOD PUL SUOIIEPUSWIODAT PUE £3o100u0)
U0 Yorqpad) Jop[oyayelS « | sowooino jueptodwr-juaned AJnuopr of « 310daI 1JRIp UO YOrqPIJ JOP[OYBIS o | ST-0T VLS| daodd
SUOISSIUIQNS SIOQUIOW 99)TWIOD
QInInJ I0J SUONSAZ3NG o Joquuowt 110dx9 ‘quaned ou ‘orjqnd omJ, «
[NJOSN JSOUI SEM JBUA o o1qnd £q uoneraqI[op 10J PISLIBWIWNSG e dnoi3 juened
uIpIno maradr-jsod S)[NSI [BLI) [BOTUI[O JSI[ENIXIUOD pue ou j1 syuoned [enprarpur pue sdnoid
JUQS SIONQ[ YOrqPaJJ Palofie], « | sowooino juenodwr-juoned Amuopr of, « | Juoned £q gerdwo) eia poptwqns ndug« | SH—0F (Sn1p) VIS AAD
sanjeoj anbrupn pasn are saanoadsiad juoned moy (s)A3a1ens 14 | 1eak 1od odKy VIH
SV.LH Jo
JoquinN
sowwes3old VIH HLAVD Uipim juowdajour Judned jo uonduosoq 117 dqeL


https://www.cadth.ca/about-cadth/what-we-do/products-services/cdr/patient-input
https://www.cadth.ca/pcodr/patient-input-and-feedback

249

Canada

21

(panunuoo)

Joquuowr juanyed
Aq uoneroqIop
I0J POSLIBUIWINS o
SUOTJBIIPISUOD
uonejuawedwr
pueisiopun
pue sjnsax

SIOQUISUI 99} TWWOD
112dx9 juoned omJ, «

[eOTUI]d SI[ENIXIUOD erdwoy e e1a sdnoid (ssepo «(dado)
BpRUR)) UI SII3JRI)S ‘3nip mau 10§ juaned pardlsigar 3nip) VLN sweidoxd 3nip
Id JOUI0 YIIM JU)SISUOD) o PI2U puUB)SIOPUN O, £q paprwuqns Indug o 50L—09 [e1ouIAOIg {(BnIp)VLS orqnd orrejuQ
KaAIns
® 10/pue sdnoi3 snooj
‘SMIIAIUI ‘SISAYIUAS
yeidn A3ojouyo9) QINJBIAN] Apn[our
QU QJEBIIIOL] 0} [BOD) o JIomowery ued pue pesnuond
oreasal JAnRIoqI[Op ore sa139)ens Id e
yi[eay Jo Surpue)siopun Jjo 110ddns SUOT)EPUSWITHOIT 1d 1oy
oriqnd 93eInoou? 03 ul SuoIeIAqI[Op pue syodar jjeIp uo pasnuond (empadoid oLreuQ
Arewrwns o3enSue| ure[d » QO)IWIWIOD UI PIs) o NorqPA9J JOP[OYAYRIS o | G O) € YUM ‘T [e1ouIAOI] 901A9P) VLS Aiend yresy
Joquiowr orjgnd
© £q uoneroqiop
JIOJ POSLIBWIWNS o
SUONBIOPISUOD
uonejudwedwr sdnoi3 juoned
puejsiopun 10 S10AI31RD ‘sjuaned
Koams QuI[UQ o pUB S)[NSAI [BOIUIO 04 4q KoaIns autjuo
edronted spenpraipuj o ISI[EN)XAIUOD O, e1A popruqns nduj « 0S [erouIAOI (Snip) VIS Lredewreyd Dg
sameo) onbrun) | pasn are saanoadsiod (s)A3arens 4 | ok 1od syLH uonaIpsLng odAy VIH
juoned moy Jo JaquinN.

sowwelsold yIH uerpeue)) Ioyjo ur juswdajour judned jo uonduosoq 7 17 dqBL



L. Weeks et al.

250

pojuowerdur
9q [[1m A3o[outo9)
€ UOIyM Ul IXJU0d

SUOTJBIIPISUOD
uonejuaweduwr
11oddns
0) suoneIqI[op
Q0)TWIWOD UI PAs(] e

SIOqUIAUI 9 TWWOD
y1odx9 juenjed

0M) JO WNWIUTA o
sdnoi3 snooj
10 SMITAIIUI ‘SISAYIUAS

oY) 2qL10sap 03 sdnoid V.LH 10J 1X01u0d QINJeINI OPNJOUl UBd (ampaooid
SNO0J IO SMAIAINU] o | pue 2dods QUYIP O « je) A39)ens paIo[Ie] « 01 [eIOUIAOI] 901A9P) VLS SUIBOH BRIV
JOQUIAW 990D
Jlomourery suoneIraqIop yadxo juaned auQ «
J[qIXay pue poyddIe], Q9)IWIWIOD UI PIS[) o SToquIOW
UOTIBN[BAQ UO SNJ0,] o SUOTJBIOPISUOD dnoi3 unjiom VIH
Juawdofoaap uonejuawdwr juoned canp 03 dn o | sojepdn 1o 29ganQ)
ssao01d 03 yoeoidde puejsIopun sdnoi3 snooj 10 sasuodsax ap (NHD)
UQALIP-AIOQY) PUE [EWIO] o PuE $)[NSAI [BOIUI[O SMOIAIOIUL IPN[OUT UBD pider oz (ammpaooid QIre)ISIOATUN
Jun Y1LH [endsoy ur 1d « ISI[BNIXAIUOD O, Je) A391ens paIo[Ie] « SYLH 01 [endsoy 201A9p) VIS | 1o1endsoy anua)
sainjeay anbrupn pasn a1e saanoadsiod (s)A3a1ens 14| TeaA 1ad sYLH uonoIpsSLN( odA1 VIH
juoned MO Jo ToquinN

(Ponunuod) g1z AqeL



251

Canada

21

©LAQ[V JO A)sIoAIuN) ay) Je Jtuf) Ao1j0d pue ASo[ouydq], yi[eay 2y pue Jiuf) V. LH A1e3[e) JO ANSIOAIU[) 9y ‘SOIUOUODH YI[BIH JO Amnsu] dy) sapnjouf,
AMAO0Dd 10 YAD HLAVYD Aq passasse uaaq aaey jey) s3nip pue JgdO 0) Suolssiuqns [eur3LIo yjoq sopnfouy,
xdse-oouapiaajuoned/sSnip/sweisord/ord/ua/eds uoao3 yireay mmm//:dnyg 295 "9 (g ATenIqa, Jo Se 2JBINdOR UONRULIOU],

QOI0A-INOA/S)[NSAI

-$59001d-MITAAI-FNIP/AFRIIA0D-FNIP/IOA0I-IM-TRY M /S)UIPISAI-0q-I0J-AIBdRULIBYd/9FBIOA0I-ZNIP-I[BIY/YI[BIY/IUAUOI/A0T /8D 0q A0T Zmmm//:dny 908,
JUAWISSAsSE AFo[ouyd9) I[3UIS VIS 9JI Jo Arenb 700 ‘yuawaaoAut juaned 74 ‘yuawussasse AFo[ouyoe) o[dnnu 7y ‘ourejuQ

Aend) YeoH OOH ‘WeeH Ul ASo[ouyoq], pue s3ni I0J ASuady UBIpRURD) [V ‘MIIAdY 3ni UOWWO)) ¥ (7)) ‘IUAWSSASSe A30[ouyod) YedH VIH

(VLH 1y10)
yndur juoned urejqo
01 SpoyjowW JO AJOLIBA Y/ o
pasn sem
Jndur moy uo Joeqpasy
PUB JUWAZPI[MOUNOL
JO SIONIT o
aredronaed spenpraipuy «

(VLH

JI9Y)O) UoneIdqI[dp

y3SnoIy) uoneoynuapr

adoos woij “300foxd
JNOYINOIY) Pas() e

(3n1p) suoneraqrop
QONIWIWOD UI PAs(] «

(3n1p) 100

pue 3J1] Aep-01-Aep

uo uonIpuod Jo
joedwt puejsIopun 0J, «

(Surpue)s-uou)
SIOQUIAUL 9 TWWOD
KIOSTADE JUATIEJ o
(3nip) sdnoi3 juoned
1M SJOOUW QOPIWWOD
j12dx9 ‘ysanbar uQ
KoaIns
® 10 sdnoi3 snooy
‘SMOTAIDUI IPN[OUT UBD
jey) A39181S PAIO[IR],
(3nup ‘grerdwel-uou)
191397 © e1a sdnoid
juoned pue syuaned
£q pantwqns jndug «
(VILH 1om10)
SUOTJEPUSWIWOIAI UO
}orqpao) JOp[oyYAeIS o

SV.LH 12110 6T
SVILH Snip
Q10w 10 ()]

[erouIA0Ig

(8nip)
VLN ‘VLS

(SSSAND
XNBIOOS SAJTATIS

ud 10 9Jues
U9 QOU[[A0XA, P
[euonRU JMNSUY



http://www2.gov.bc.ca/gov/content/health/health-drug-coverage/pharmacare-for-bc-residents/what-we-cover/drug-coverage/drug-review-process-results/your-voice
http://www2.gov.bc.ca/gov/content/health/health-drug-coverage/pharmacare-for-bc-residents/what-we-cover/drug-coverage/drug-review-process-results/your-voice
http://www.health.gov.on.ca/en/pro/programs/drugs/patient_evidence.aspx

252 L. Weeks et al.
21.2.1 Stakeholder Feedback

The earliest example of patient involvement by Canadian HTA organisations was
the solicitation of stakeholder feedback. Stakeholders include members of patient
groups, individual patients, individual clinicians and members of professional soci-
eties, academic groups, pharmaceutical and medical device companies and health
authorities. Today, several Canadian HTA programmes solicit stakeholder feedback
upon the completion of various milestones, including project scope, list of included
studies, draft report and expert committee recommendations. At Health Quality
Ontario (HQO), for example, public consultation occurs following the publication
of draft reports and recommendations and involves active targeting of patients and
patient groups. At CADTH’s pan-Canadian Oncology Drug Review (pCODR), pro-
gramme stakeholders, including patient groups, comment on the pCODR Expert
Review Committee (pERC) initial recommendation. pERC then uses this feedback
to determine if the initial recommendation is eligible for conversion to a final rec-
ommendation without reconsideration. While it is used in limited circumstances,
this step allows recommendations to be finalised sooner. A key criterion is that eli-
gible stakeholders, including patient groups, must reach consensus on the recom-
mended clinical population in the initial recommendation and make no substantive
comments. The initial recommendation for enzalutamide for first-line treatment of
metastatic prostate cancer, for example, was eligible for early conversion: there was
unanimous support from all stakeholders, and the patient group stated that the initial
recommendation and reasons were clear and that its input was appropriately consid-
ered and reflected (pCODR 2015).

Stakeholder feedback has been categorised conceptually as a consultative type of
public engagement that is one-way (Rowe and Frewer 2005). For this reason, stake-
holder feedback and other consultative methods are noted to have limitations. Without
obligation on the part of the HTA programme to adopt the feedback, and without any
decision-making power on the part of patients, stakeholder feedback has been charac-
terised as a tokenism-level strategy (van Thiel and Stolk 2013). While concerns about
tokenism are justified, stakeholder feedback represents a feasible and potentially use-
ful opportunity for input into an HTA, particularly if coupled with other patient
involvement strategies and a commitment by the organisation to carefully consider the
feedback received. Canadian HTA organisations use stakeholder feedback extensively
and strive to ensure efficient processes and infrastructure are in place to prompt the
right stakeholders to provide the right sort of feedback at the right time.

21.2.2 Patient Input Templates

In 2007, the Conseil du Médicament (now INESSS: Institut national d’excellence
en santé et en services sociaux) began accepting unstructured patient and other
stakeholder input as part of its medicines assessment process, typically as letters or
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emails. When other Canadian programmes began to accept input from patients in
2010, they standardised this process by developing and implementing a template,
adapted from one originating from the Scottish Medicines Consortium. Canadian
HTA programmes now commonly use a template to gather patients’ and caregivers’
input, although there are variations among programmes in terms of who is able to
submit (e.g. patients vs. patient organisations) and how the information is used in
assessments and deliberations (see Tables 21.1 and 21.2).

Between 2010 and 2015, 114 patient groups submitted 297 completed patient
input templates to CADTH’s Common Drug Review (CDR), contributing to 142
reimbursement recommendations (CADTH 2015a). Patient input submitted to
CADTH’s CDR is also made available to participating federal, provincial and ter-
ritorial pharmaceutical benefit plans, for their use and local deliberations. Some
such drug plans, including the British Columbia (BC) PharmaCare and the Ontario
Public Drug Programs (OPDP), additionally collect patient input through their own
local process. In Ontario, because patient groups are aware that their submissions to
CADTH’s CDR are shared with OPDP, some do not submit to OPDP for the same
medicine, resulting in on average less than one Ontario-specific submission per
medicine. In contrast INESSS, which currently does not use a template approach,
can receive up to 50 letters and emails per medicine, although most often receives
one or two.

As HTA incorporates wide-ranging and diverse sources of evidence, it is chal-
lenging to track the impact of information collected through the patient input tem-
plate on the assessment or deliberations. Unmet need for the technology under
review, as identified through patient input, has occasionally been cited as a reason
for a positive reimbursement recommendation by the CADTH Canadian Drug
Expert Committee (e.g. asfotase alfa (Strensiq®) (CADTH 2016d), elosulfase alfa
(Vimizim®) (CADTH 2016e), ivacaftor (Kalydeco®) (CADTH 2015e)). More fre-
quently, patient input is used by assessors to identify patient-important outcomes to
be included in the protocol, prompt consideration of real-world applicability of
clinical trial data and offer insights about when the new medicine might be espe-
cially useful (Berglas et al. 2016).

Our conversations with programme informants identified some common chal-
lenges as either receiving too much or not enough patient input and a lack of ade-
quate resources and time to effectively reach patient groups or promote the strategy.
From the perspective of patient groups, challenges include the perception that
patient input is not valued at the same level as clinical or economic evidence (Gauvin
et al. 2011), feelings of tokenism and the extensive time and expertise required to
compile quality submissions with a short time frame and limited budget (Best
Medicines Coalition 2014). In response, Canadian HTA programmes continue to
adapt their patient input strategies. CADTH’s pCODR programme and the Canadian
Cancer Action Network (CCAN) have codeveloped an education and support pro-
gramme to assist patient groups in developing submissions. It includes a detailed
guide for completing templates (CADTH-pCODR 2015), narrated slide presenta-
tions to describe the pCODR process and provide guidance on collecting and sum-
marising patient input (CADTH 2015b), a cancer medicine pipeline (CCAN 2016),
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and a sponsored HTA Patient Engagement Navigator. The Navigator is a free sup-
port for the cancer patient community, with responsibility to explore, develop and
support a range of opportunities for enhanced patient involvement. This initiative is
funded by the Canadian Partnership Against Cancer with in-kind funding from
CADTH and CCAN. CADTH CDR employs a full-time patient engagement officer
to support patient groups and in 2014 began sending feedback letters to each group
submitting input. The letters outline what was most useful within the patient group
submission, provide suggestions for future submissions and express thanks and rec-
ognition for the group’s effort. In a retrospective audit of feedback letters, it was
found that patient groups frequently used the specific suggestions in completing
subsequent submissions and appreciated the feedback (Rader and Bond 2016).

21.2.3 Synthesis of Published Literature

Some organisations review and synthesise relevant published, often qualitative, lit-
erature to incorporate evidence of patients’ perspectives and experiences into
assessments and deliberations. As further described in Chap. 15, published litera-
ture is sought through an electronic database and website search, screened for rele-
vance according to predetermined eligibility criteria, and relevant data are extracted
for analysis, much the same as a systematic review of clinical evidence. Depending
on timelines, resources and topic-specific needs, different methodological steps are
pursued in more or less detail by different programmes and for specific HTAs. The
data synthesis method may vary depending on the type of literature reviewed and
policymakers’ needs. For example, a recent synthesis conducted for HQO of how
patients with uncontrolled type 1 diabetes perceive their quality of life (Vanstone
et al. 2015a) included a qualitative meta-synthesis (Korhonen et al. 2013), while
another synthesis conducted by CADTH on the perspectives of people with colorec-
tal cancer regarding mismatch repair deficiency (AMMR) testing (CADTH 2016a)
included a thematic synthesis (Harden et al. 2004). The product of any literature
synthesis is either a descriptive or interpretive account that is used alongside clini-
cal, economic and other evidence to support deliberations. The type 1 diabetes
meta-synthesis, for example, was considered as evidence for the criterion of ‘con-
sistency with expected societal and ethical values’ by the Ontario Health Technology
Assessment Committee within their decision-making framework that also considers
evidence for overall clinical benefit, value for money and feasibility of adoption into
the healthcare system (Medical Advisory Secretariat 2010). The dMMR thematic
synthesis fulfilled the criterion of ‘patient preferences’ within CADTH Health
Technology Expert Review Panel’s (HTERP) deliberative framework (CADTH
2015c), which also includes criteria for clinical benefit and harms, economic impact
and implementation, legal, ethics and environmental domains.

The use of literature syntheses helps to ensure a range of patients’ and caregiv-
ers’ perspectives regarding the value, impact, needs, preferences and experiences
with health technologies are included in assessments and deliberations (Hansen
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2008). The dMMR synthesis, for example, was cited as support for a recommenda-
tion for universal testing, as patients and their families were found to value knowl-
edge of their AIMMR status so they could manage their future risk and engage in
preventive behaviours (CADTH 2016b). This synthesis also highlighted several
implementation considerations, including the need for education for patients, fami-
lies and their healthcare providers and the need for adequate genetic counselling
capacity (Weeks et al. 2016).

Literature syntheses represent a relatively efficient process compared to primary
data collection and are widely viewed as a more robust form of evidence (Hansen
et al. 2011; Facey et al. 2010). For some topics, however, there could be too few
relevant published studies available for synthesis or too few relevant to the Canadian
context, reflecting a public payer system, unique vulnerable populations, local clini-
cal care pathways and currently available treatments. Furthermore, developing lit-
erature syntheses requires specialised skills, for example, in searching, appraising
and synthesising qualitative research, and HTA programmes require the capacity to
incorporate them into their process. A rigorous synthesis requires iterative review
and analysis of the data, which can take a long time and be difficult to fit within a
tight HTA timeline.

21.2.4 Interviews and Focus Groups

Another common strategy to obtain evidence related to patients’ perspectives is the
use of interviews and focus groups. Programmes that use these strategies often
recruit patients or their caregivers to collect information regarding what it is like to
live with a condition and the realised benefits or harms of using a technology. Of
note, due to time constraints and differing goals, Canadian HTA programmes most
often do not conduct interviews or focus groups within the context of a qualitative
research study, which would encompass a theoretical framework to guide sampling
decisions, data collection and analysis and have the goal to produce a new form of
knowledge. Instead, interviews and focus groups are most often conducted to col-
lect descriptive information, which is then summarised thematically with the prag-
matic intent to inform assessments and deliberations.

As part of the Alberta Health Technologies Decision Process, key stakeholders,
including patients and their caregivers, and also clinicians, administrators and poli-
cymakers, are recruited through convenience and snowball sampling to participate
in semi-structured interviews to explore the feasibility and context of implementing
anew technology. In an HTA of hepatitis C screening, 14 telephone interviews with
diverse informants across three cities were conducted by trained interviewers
(Leggett et al. 2016). Data were analysed to develop key themes that described the
current screening, diagnosis and treatment context, including the burden of living
with hepatitis C virus, barriers to screening and suggestions for increasing capacity
for screening, diagnosis, treatment and support. With a broader focus, HQO pursues
interviews or focus groups, often with the assistance of contracted academic health
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researchers, when published literature is too limited for a meaningful synthesis. One
example is HQO’s exploration of women’s experiences and values related to pub-
licly funded non-invasive prenatal testing (Vanstone et al. 2015b). Thirty-eight
women were interviewed by trained interviewers, and a constructivist grounded
theory approach was used to guide data collection and analysis. The analysis dem-
onstrated that perceptions of timing, accuracy and risk influence women’s decision-
making and that these perceptions conflict with the manner in which publicly funded
non-invasive prenatal testing was being offered in this jurisdiction.

CADTH’s Scientific Advice Programme is unique in Canada, with the mandate
to provide early advice to pharmaceutical companies about clinical trial design from
an HTA perspective relevant to the Canadian setting. As part of this programme,
CADTH staff interview individual patients and their caregivers to obtain details on
symptoms, impact of symptoms, treatment experiences and thoughts on the pro-
posed trial design, with a particular focus on health-related quality of life outcomes.
Potential participants are identified through established patient groups and clinical
contacts, and those who have broad exposure to other patients’ viewpoints are
recruited. Insights from the interview(s) are used to confirm or identify patient-
important outcomes and relevant comparators and support the advice given by
CADTH. A confidential summary of the patient or caregiver interview(s) is shared
with the pharmaceutical manufacturer.

Challenges exist with the use of interviews and focus groups within
HTA. Recruiting suitable participants who are willing and able to participate can be
time-consuming and introduce delays. Expertise with qualitative interviewing, tran-
scription and data analysis are also required. Further, submission to and approval
from an ethics review board if required might not line up with HTA timelines
(Vanstone and Giacomini 2016).

21.2.5 Committee Participation

Most Canadian HTA programmes include patient or public members on project-
specific working groups established for an HTA, on standing expert or advisory
committees that make recommendations, or on both. For example, CHU de Quebec
establishes a multidisciplinary working group including up to three patient mem-
bers that is responsible for undertaking the assessment. Recruitment varies depend-
ing on the HTA topic. In a 2013 HTA of alternatives to seclusion and restraint for
psychiatric patients, patient members were recruited through mental health organ-
isations (Gagnon et al. 2013). In this instance, the direct involvement of patient
representatives helped to integrate patients’ perspectives during discussions, obtain
feedback on HTA results and enhance credibility and confidence in results (Gagnon
et al. 2015). At INESSS, while not standing members, patient representatives are
invited to provide input to project-specific advisory committees created for most
non-medicine HTAs. As with CHU de Quebec, recruitment varies depending on the
HTA topic. If a patient group exists and has members, that group may be asked to
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help recruit representatives. Otherwise, representatives may be recruited through
postings by health professionals in their hospital or clinics or through INESSS’s
social media, website or newsletter.

In some jurisdictions, patient representatives are members of expert committees
that have the mandate to provide recommendations on the funding and use of health
technologies, while in other jurisdictions patients’ perspectives are presented by
public members during expert committee deliberations. At CADTH pCODR and
OPDP, two patient members sit on the expert committees with the additional respon-
sibility of summarising and presenting patient group input during deliberations for
each medicine under review. Within other programmes (e.g. CADTH Health
Technology Expert Review Committee and CADTH Canadian Drug Expert
Committee, HQO and BC PharmaCare), public members serve the same role
(CADTH 2011a; CADTH 2013; Public Appointments Secretariat 2015; BC
PharmaCare 2010). In all cases, both patient and public members are provided the
same rights and are held to the same terms of reference and conflict of interest
guidelines as other expert committee members (CADTH 2011b; BC PharmaCare
2009; Public Appointments Secretariat 2016).

While there are variations across programmes, the inclusion of patient or public
members helps ensure that patient relevant information is included within delibera-
tions. An important challenge, however, is identifying people to fill this role, and
most committees have developed criteria by which to recruit and select members.
There is general agreement that patient or public committee members should repre-
sent the broad perspective of the people who may use or have a need for a health
technology under review. To be meaningful, committees must deliberate with
knowledge of a variety of patients’ experiences, including experiences over time
and within different aspects of their lives. At CADTH pCODR, for example, patient
members are selected for the expert committee based on their demonstration of
personal knowledge of, experience with and understanding of issues related to can-
cer and its management, among other qualifications (CADTH 2015d). Patient or
public members can effectively bring this perspective to deliberations; however, in
order to do so they must also have the confidence to express their opinions and
encourage a discussion that reflects the patient perspective as part of a highly techni-
cal conversation with other members, clinical experts, researchers and decision-
makers. Other committee members, especially the committee chair, play an
important role in establishing an egalitarian environment such that patient and pub-
lic members can achieve this purpose (Thomas and Meredith 2012).

21.3 Evaluation of Patient Involvement in Canada

As a relatively new strategy within HTA, best practices in patient involvement have
yet to be established (Gauvin et al. 2014). Ongoing evaluation, reflection and refine-
ment of patient involvement programmes are important to ensure patients are
involved efficiently and their participation adds value. In Canada, most programmes
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record key metrics to measure the extent of participation, such as the volume of
patient input received and stakeholders providing feedback. As indicators of partici-
pation within established programmes, these metrics do not reflect the value or
impact of patient involvement and how patient relevant information might be used,
or not, within assessments or deliberations.

Some programmes have undertaken more formal evaluations. In 2012 CADTH
contracted an independent consulting firm to evaluate the patient input process
within the CDR. The evaluation included a document review, key informant inter-
views, a survey and a literature search to evaluate the process in three dimensions:
philosophy and goals, design and execution. Results demonstrated that the pro-
gramme was well developed, and, with few exceptions, stakeholders felt it to be
important and that it provided unique and relevant information to the medicine
review process. Nonetheless, several recommendations for improvement emerged
and were subsequently implemented, including the need to clearly define pro-
gramme objectives, develop a framework and be transparent in how patient input is
used, increase programme awareness, improve communication with patient groups,
and offer training and support for patient groups to develop useful submissions
(SECOR 2012). These recommendations prompted several changes to the patient
input process, such as developing information sessions and awareness strategies,
hiring a dedicated staff member, holding training sessions and developing a process
for individual patients to provide input when a patient group does not exist. To fur-
ther enhance patient involvement, the Patient Community Liaison Forum (CADTH
2016c) was formed to assist in identifying priorities for patient input-related activi-
ties, share learnings and experiences about involving patient groups and facilitate
information sharing with and from patient groups. While these recommendations
were developed specifically for the CDR programme 4 years ago, their continued
relevance to CADTH and other programmes remains apparent.

In another formal evaluation, CHU de Quebec researchers evaluated patient
involvement within a specific HTA (Gagnon et al. 2013). In this HTA, patients par-
ticipated in a working group that developed and managed the project and addition-
ally participated in focus groups to provide their perspectives and experiences to
inform the assessment. Data were collected for the evaluation through semi-
structured interviews with a range of people involved in the project. Interviews
focused on how people perceived the point of view of patients to have been consid-
ered in the HTA and whether and how patient involvement changed the assessment
or recommendation. Results demonstrated that patient involvement can, among
other benefits, help identify critical implementation issues and strategies, clarify
input from other stakeholders, inform the development of recommendations that
reflect patient needs and ensure recommendations are accessible to the patients and
families who will be impacted by them (Dipankui et al. 2015). The evaluation sup-
ported the feasibility of these two patient involvement strategies (committee partici-
pation and focus groups) and the feasibility of evaluating patient involvement within
specific HTAs. Important lessons learned included that, in order to facilitate
objectivity, the person conducting the evaluation should ideally be independent and
not involved in the assessment, that such a formal and resource intense evaluation is
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not possible for all HTAs, and that a more targeted, practical and standardised evalu-
ation strategy is needed. CHU de Quebec researchers are developing such a strategy
(Marie-Pierre Gagnon, Population Health and Practice-changing Research Group,
CHU de Québec Research Centre, Laval, QC: personal communication, 2016 Jun).

21.4 Lessons Learned

The Canadian experience has made it clear, through both formal evaluations and
day-to-day experiences, that the involvement of patients and the inclusion of
patients’ perspectives in HTA help ensure more informed, patient-centred and rele-
vant decision-making. At the same time, involving patients is difficult. Our conver-
sations with people working within Canadian HTA programmes suggest that
effective patient involvement can be resource intensive, requires time to develop
productive collaborative relationships built on trust and also requires ongoing effec-
tive communication and support. Within fixed and short HTA timelines, and limited
budgets, this is not always possible. While there is widespread support for patient
involvement across a range of stakeholder groups including patients, HTA organisa-
tions, clinicians, HTA researchers and decision-makers, there is also tension
between what ideally patient involvement could look like and how practically it can
be implemented in this environment. Compromises are needed from both HTA pro-
grammes and patients and their families in recognition of this tension.

Further, the Canadian experience suggests a need for flexibility in developing
patient involvement strategies that work for a specific HTA programme and each
HTA topic. The resources, time and effort dedicated to ensuring effective patient
involvement for one topic might exceed what is needed for another topic. There will
be situations where intense patient involvement appears warranted but is not possi-
ble due to timelines or resource limitations. A one-size-fits-all approach is likely not
appropriate. At the same time, it is not appropriate for HTA programmes to suggest
that limited timelines and resources must preclude attention towards developing
patient involvement. For HTA to be meaningful and reflective of a range of relevant
perspectives, patients must be involved and appropriate resources and policies must
be in place to support their involvement. Patient involvement strategies must be
adapted to ensure the full range of relevant patient perspectives are incorporated in
HTA.

21.5 Future Plans

In Canada, building on the lessons learned, HTA programmes are starting to develop
flexible frameworks to tailor patient involvement strategies based on programme
and topic-specific needs. The goal is for efficient and effective involvement from the
perspective of all concerned stakeholders. For example, over 5 years CHU de
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Quebec researchers conducted the groundwork to develop such a flexible frame-
work, including a systematic review, local needs assessment, pilot project and eval-
uation (Gagnon et al. 2014; Dipankui et al. 2015). INESSS is likewise embarking
on the development of a methodological framework to support the participation of
patients and citizens across all HTA activities. In 2016, a committee was formed to
develop and operationalise such a framework. HQO is another example of a pro-
gramme that implements a flexible strategy to help prioritise—in an environment of
limited resources—which HTAs should include a patient involvement component
and, of those that do, the most appropriate approach (OHTAC 2015). While HQO
commonly includes literature syntheses or analyses of interviews or focus groups as
part of its assessments, work is underway to expand patient involvement strategies
to include public and patient members (or ‘Lived Experience Members’) within
OHTAC and patient members as expert consultants with the clinical review team.
These additional strategies under development demonstrate a willingness to ensure
an appropriate involvement strategy is developed in line with the needs for each
HTA (Mark Weir, Health Quality Ontario, Toronto, ON: personal communication,
2016 October).

With an ongoing focus on evaluation, flexibility and efficiency, Canadian organ-
isations are well positioned to ensure that patient involvement in HTA in Canada
remains meaningful and productive.
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Chapter 22
Denmark

Camilla Palmhgj Nielsen and Ulla Vaeggemose

22.1 Introduction

This chapter presents the Danish HTA model, the premises for patient involvement
in Denmark and how that has been operationalised in HTA in Denmark over the past
two decades. In Denmark patient involvement in HTA has been developed since the
1980s at both national and regional level. The strategy for patient involvement has
explicitly introduced scientific analysis of patient-related aspects to produce patient-
based evidence as an essential part of HTA. Secondary research into patients’ per-
spectives has played a major role in patient involvement in HTA in Denmark, and
primary research has been carried out when existing research was insufficient to
create an understanding of central patient aspects. In addition, patients have partici-
pated as stakeholders in HTA processes through representation in stakeholder
groups. The rationales for patient involvement in HTA in Denmark are outlined in
this chapter. The processes of involvement of patients both as stakeholders and
through scientific analysis of patient aspects are discussed. Finally, the impact of the
Danish strategy for patient involvement is illustrated, and the future plans for devel-
opment of patient involvement in a Danish setting are presented.
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22.2 Patient Involvement and the Danish HTA Model

HTA in Denmark was introduced into the political debate at the start of the 1980s.
The first HTA report was published in 1980 (Sigmund and Kristensen 2009). In 1982,
the National Board of Health was assigned formal responsibility for HTA, and several
overviews of HTA design in the Danish context have been formulated since then. The
first publication was a short introduction to HTA design that was published in 1984
and revised twice in 1994 and 2000 (National Board of Health 1984; National Board
of Health 1994; Danish Institute for Health Technology Assessment 2000). In addi-
tion, two comprehensive HTA handbooks were published in 2001 and 2007 (Danish
Institute for Health Technology Assessment 2001; Kristensen and Sigmund 2007).

Patient involvement, as defined in Section 22.1.4, can be seen as an integral part
of HTA production in Denmark. It has the two distinct strands: (1) patient represen-
tatives participating as expert stakeholders in the HTA production process and (2)
primary and secondary patient-related aspects research to produce patient-based
evidence. In particular, the second strand has received much attention in the Danish
context. Early in the process, the multidisciplinary characteristics of HTA were
translated into a model that called for research within all relevant research areas.
The model was developed over time and disseminated in the above-mentioned
handbooks. Research of patient-specific aspects became a core element in Danish
HTA production (Sigmund and Kristensen 2002; Sigmund and Kristensen 2009).
The Danish HTA model includes four elements: technology, patient, economy and
organisation. In addition to these elements, ethical aspects may also be incorporated
in the analyses (Kristensen and Sigmund 2007) (Fig. 22.1).

The model had strong support among regional and local HTA producers and was
accepted as the model for HTA in Denmark. For instance, the emphasis on second-
ary research of patient aspects is included in guidance on performing mini-HTAs
locally in hospitals and municipal settings (Danish Centre for Evaluation and Health
Technology Assessment 2005; Danish Centre for Evaluation and Health Technology
Assessment 2008).

In 2011 the Danish regions took over the formal responsibility for HTA produc-
tion (with the regional research institution, DEFACTUM, as coordinator of the
activities), and funding for activities was given to specific projects. DEFACTUM is
still strongly committed to analysis of patient aspects as developed in the Danish
HTA model, but the number of produced HTAs has declined. The consequence of
this is that local patient participation in HTA has been reduced over the years.

22.3 Rationale for Patient Involvement

The rationale for patient involvement in HTAs is that it contributes to improving
healthcare services and ensuring optimal treatment and healthcare conditions for
patients. Patients may have important insights into the development of healthcare ser-
vices to accommodate their needs. Therefore, they may in some HTAs act as partners.
In Denmark, two kinds of patient involvement strategies can be identified.
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Fig. 22.1 The Danish HTA Model (Kristensen and Sigmund 2007)

One strategy includes patient representatives as expert stakeholders in the HTAs.
The participation of stakeholders in general ensures the representation of stake-
holder interests, which enhances the legitimacy of the HTA reports and improves
the possibility that HTA will be used in policy-making (Palmhgj Nielsen et al.
2009). The Danish HTA handbook calls for stakeholder identification and inclusion
and suggests that the following questions should guide which stakeholders to
include in HTA:

e Who is the initiator of the HTA?

*  Who are the users of the results?

e Who has to accept the results?

e Who pays for the work and the results?
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*  Who is affected? Who benefits/profits/has drawbacks/risks or is inconvenienced
by the results?

*  Who has the knowledge and resources or contributes? (Kristensen and Sigmund
2007).

Patient experts represent a central stakeholder group who may be heavily affected
by the decisions made out of the results of an HTA report. Therefore, they will need
to accept the results if the report is to form a useful basis for policy-making. Expert
patients are typically invited into the HTA process at predefined stages to secure a
transparent and fair HTA production. The inclusion of expert patients concurrently
serves the purpose of ‘testing’ (1) whether the scope of an HTA is acceptable from
a patient perspective and (2) that the HTA includes the relevant aspects from the
patients’ perspective.

However, during the early stages of development of the Danish HTA Model, it
was recognised that stakeholder participation alone was insufficient to assess all
relevant patient aspects in HTA. Stakeholder participation should only be consid-
ered as a supplement to a more robust perspective, i.e. research of patient-related
aspects through a review of existing literature and primary research (Danish Institute
for Health Technology Assessment 2001; Kristensen and Sigmund 2007).

Based on this the second strategy of patient involvement requires patient-related
aspects to be analysed scientifically as thoroughly, systematically and transparently
as other relevant aspects (economy, technology, organisation) of the technology.
The latest HTA handbook (Kristensen and Sigmund 2007) suggests that research
can contribute knowledge concerning the following aspects:

e Patients’ knowledge and experiences of a given technology

e Patients’ preferences, needs and expectations of the technology

e Patients’ visions and requirements concerning technology, economic aspects and
organisation

* How customs, attitudes and traditions influence patients’ experiences and
preferences

* The importance of the studied technology in question in patients’ daily life

* How patients’ self-care and/or empowerment resources are best exploited and
what opportunities and limitations apply to self-care/empowerment

These aspects should be studied based on existing research related to the relevant
technology, with primary research conducted if necessary. The strength of this strat-
egy is that it is based on knowledge from a broad perspective including insights
from strategically selected patients and not exclusively from patient representatives
who are appointed or volunteered to contribute their knowledge.

Patient aspects are typically investigated and presented in a separate chapter in
Danish HTA reports, which allows for a more direct and explicit focus on selected
patient aspects. In addition, the results of the research should be included in a con-
cluding part of the HTA report to influence the development of recommendations
together with analyses of clinical effectiveness, and organisational and economic
aspects (Kristensen and Sigmund 2007; Tjgrnhgj-Thomsen and Hansen 2011;
Hansen et al. 2011).
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22.4 Process for Patient Involvement

22.4.1 Patients as Stakeholders

In Denmark, including patients as stakeholders in HTA refers to the participation of
patient representatives (often from patient organisations) in expert groups. These
expert groups typically include a variety of relevant experts, e.g. administrative staff,
doctors, nurses, health technology developers and patient representatives. The func-
tion of an expert group is to give input into HTA, especially in connection with the
problem formulation and synthesis phases. In the problem formulation phase, experts
are asked to give input to a protocol to ensure that the scope of an HTA is appropriate,
that the selected outcomes are exhaustive and that no important elements are
omitted.

The HTA handbook recommends that efforts must be made to ensure that the
expert group completely understands the project team’s proposals and their conse-
quences. In addition, the aim of an expert group is not to achieve a joint decision,
but rather to give their input to the HTA producers so that the different viewpoints
of the stakeholders can be registered and the producers may consider how the stake-
holder input can be integrated (Kristensen and Sigmund 2007).

This strategy for stakeholder involvement places the patient representatives on
equal footing with health professionals, administrative staff and health technology
developers. In Denmark, there has been little attention given to capacity building
and no tradition of educating patients prior to their participation in expert groups.
However, HTA producers frequently pay special attention to ensure that patient rep-
resentatives voice their concerns and input in the larger expert group. Usually rep-
resentatives selected by Danish patient organisations are skilled in representing
patient interests and frequently have substantial experience of interacting with clini-
cians and government. The general experience is that patient representatives offer
valuable input to HTA production and are typically able to contribute to the more
focused scope and formulation of an HTA report.

22.4.2 Research into Patient Aspects

To obtain robust evidence about patient aspects, first a systematic literature search
on patient-relevant literature is completed, and existing studies are synthesised
using rigorous methods (Chap. 15). If more knowledge is needed to answer the
research questions, primary research will be undertaken, e.g. interviews, focus
group interviews or field studies (Chap. 12, Kristensen and Sigmund 2007).

Patient aspects have been documented to affect the conclusions and recommen-
dations of HTA reports. For instance, this may lead to input on how to organise
clinical practices or specific treatments based on patient aspects, how to improve
patient information or how to ensure flexibility in patient care due to the under-
standing of patients as active agents (Hansen et al. 2011).
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The following example illustrates how an HTA of screening for abdominal aortic
aneurysm (AAA) included an ethical assessment and a systematic review, which
resulted in the discussion of patient-related consequences associated with the intro-
duction of a screening programme (Bennetsen et al. 2008).

Patient-Based Evidence for AAA Screening

When screening for AAA, arelatively large group of participants will be diag-
nosed with a minor AAA. For this group, no treatment is offered but they can
have regular follow-up scans. Depending on the size and growth rate of the
aneurysm, the patients participate in the monitoring process until the aneu-
rysm requires surgery or until the patient dies. In the HTA report, the patient
aspects sought to assess whether the participants’ quality of life was affected
by participation in screening for AAA. The method applied was a scientific
analysis of patient-related aspects based on a systematic literature review. The
changes in quality of life were limited. However, the largest changes in qual-
ity of life were registered by the group of participants diagnosed with minor
AAA. Therefore, the value of a screening programme for this group is ques-
tionable. Additionally, the HTA report provided an overview of the patients’
experiences during the screening programme. The report concluded that a
screening programme potentially benefits patients but may have negative con-
sequences for patients who are not offered immediate treatment and have to
participate in regular follow-up scans (Bennetsen et al. 2008).

The HTA resulted in the establishment of a temporary policy-making committee
concerning screening in the central Denmark region. The committee’s task was to
produce recommendations to support regional consideration regarding screening
and to contribute to the national debate on the issue (Central Denmark Region
2009).

Another example illustrates the impact on policy of research into patient aspects
in a Danish HTA.

Patient-Based Evidence for Gynaecological Cancer Follow-Up

An HTA report on the follow-up of gynaecological cancer patients was
requested from clinical and administrative personnel who wanted an investi-
gation of whether the benefits of follow-up ambulatory control justified the
resources consumed. The patient aspects were covered through a systematic
literature review. The HTA report showed that there was no evidence to show
that follow-up programmes improve survival times. Furthermore, the analysis
of patient aspects questioned whether the follow-up programmes met the
patients’ healthcare needs and expectations (Danish Centre for Health
Technology Assessment 2009).
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This HTA report provided a reason to revise the follow-up programmes for gyn-
aecological cancer patients. Several research projects, including PhD projects, have
now been initiated and conducted to generate evidence for changes to the follow-up
programmes. The cancer patients’ experiences, expectations and needs are central
to the research projects. National work on revising the follow-up programmes for
gynaecological cancer patients is ongoing. The revision of these programmes aims
to include a greater focus on psychosocial elements.

22.5 Impact of Patient Involvement

As indicated, a very important part of Danish HTA reports is research on patient
aspects. A review of 58 Danish HTA reports (Hansen et al. 2011) published between
1999 and 2010 showed that:

» Fifty-four reports specifically stated research questions concerning patient
aspects.

» Fifty-one reports had a separate chapter concerning patient aspects, which
allowed a more direct and explicit focus on the patients’ needs, experiences and
preferences.

* Two reports had a specific theoretical approach; therefore, patient aspects were
integrated into other aspects of the reports. This enabled an investigation into
how technology, organisation and patients affect each other.

e All reports included research literature. Twelve reports included systematic lit-
erature reviews, while 16 reports browsed the literature.

e Thirty-four reports included primary research using both quantitative and quali-
tative methods.

e All reports included patient aspects in the conclusions/recommendations of the
HTA report.

Compared with a review of the inclusion of patient aspects in INAHTA mem-
bers’” HTA reports (Lee et al. 2009), the above review shows that Danish HTA
reports include patient aspects to a greater extent than most and do so in a consid-
ered manner (Hansen et al. 2011). This is probably because in the Danish HTA
context, analyses of patient aspects are recommended. It is also recommended that
researchers base their methodology decisions on clear and explicit reasoning, which
improves the quality of research performed on patient aspects (Tjgrnhgj-Thomsen
and Hansen 2011).

Since 2010, the strong tradition of basing patient involvement on scientific
analysis of patient-related aspects through a review of existing and primary
research has continued. Specific attention has been given to including researchers
with specific competences within social aspects and experience with qualitative
research methods in the production of HTA targeted at improving the analysis of
patient aspects.
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22.6 Future Plans to Develop Patient Involvement

Even though patient aspects have been an integral part of the Danish HTA tradition,
the generation of evidence for patients’ perspectives can be strengthened. Patient
involvement should be continuously discussed, reflected upon and developed.
Furthermore, research must also be developed in correspondence with methodolog-
ical and theoretical developments in the relevant scientific disciplines.

Specifically considering research, the HTA reports could benefit from involving
patients more in the research process. In the case of primary data collection among
patients, their involvement could include the development of the interview guide,
selection of interview population or feedback on the analysed material. Considering
systematic literature reviews, patient representatives could advise on the scope and
missing issues. Patient participation in the research process could be developed in a
format where the patients are not seen as stakeholders, but as ‘partners’ with a spe-
cific knowledge of patient aspects and with the responsibility for safeguarding the
inclusion of broader patient perspectives in HTA (Chap. 8). However, it is important
to ensure that decisions about research are based on clear and explicit reasoning and
reported in a transparent manner.

Even though the institutionalisation of HTA in Denmark is currently weaker than
when the responsibility for HTA was national, the regional activities co-ordinated
by DEFACTUM still build on the Danish HTA model and include a strong commit-
ment to solid research of patient aspects. In recent years, fewer HTAs have been
performed in Denmark. However, this has not led to a reduction in the analysis of
patient aspects. This may be because the national and regional healthcare plans
emphasise patient-focused care. In addition, the general research skills are used in
many broader health service research projects and can thus be maintained.
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Chapter 23
England

Victoria Thomas, Heidi Livingstone, Laura Norburn, Lizzie Thomas,
and Gillian Leng

23.1 Introduction

The National Institute for Health and Care Excellence (NICE) is established in English
law to provide national guidance and advice to improve health and social care. From
its inception in 1999, NICE has committed to support the participation of patients,
carers (informal caregivers) and people who use health and care services in shaping its
guidance, of which HTA is one example. NICE has a policy outlining its approach to
patient and carer involvement in its decision-making (NICE 2013a). NICE’s Public
Involvement Programme (NICE 2016a) provides direct support, resources and train-
ing to the patients and patient organisations who participate in NICE’s work.

This chapter describes NICE’s approach to patient participation across all HTA
guidance types. This includes submissions from patient organisations, participation
in scoping, individuals attending committee meetings as patient experts, public con-
sultation and an appeal process. NICE also has at least two lay members as part of
each decision-making committee and their role is explained. The resources NICE
provides to support patient and public involvement and participation are also
described. These include dedicated public involvement staff, training, templates and
numerous written support resources.

23.2 How NICE Supports Patient Involvement

Involving patients and the public is integral to NICE’s work. NICE has a dedicated
team, the Public Involvement Programme (PIP), to support and advise on patient
and public involvement across all its work programmes. The PIP includes four
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members of staff working on HTAs. The PIP helps identify, train and support the lay
people and organisations involved in each piece of guidance. Their work is sup-
ported by NICE’s public involvement policy (NICE 2013a) and its core principles
as set out in its Charter (NICE 2013b).

The PIP provides written materials to support patient organisations and individu-
als to participate (NICE 2016b). The team also evaluates NICE’s involvement
approaches with a view to improving their quality.

The terminology used within this chapter is consistent with the terminology used
throughout the rest of this book. Some of these terms used however are not consistent
with those used by NICE within its processes. For example, the term ‘patient input’ is
used in Sect. 23.4.3, whereas NICE would describe this type of information as ‘patient
evidence’. At NICE, the term ‘evidence’ is used to cover a wide range of information
sources from formal published research (both qualitative and quantitative), expert
submissions and commentary, through to individual testimony and experience.

23.2.1 NICE’s Approach to Patient Involvement in HTAs

All NICE HTA guidance is developed by independent advisory committees. Patient
involvement in these programmes seeks to embed people’s unique perspectives on
living with and being treated for their illness, condition or disability. The commit-
tees make recommendations across a wide range of clinical topics, and each has two
lay people as part of their membership. NICE HTAs broadly follow the same under-
pinning process, all stages of which have opportunities for participation:

e Scoping

* Evidence gathering

¢ Committee consideration
¢ Consultation

e Appeal or resolution

¢ Publication

e Review

23.3 Health Technologies at NICE

NICE’s HTA programmes make recommendations about the funding and use of
medicines, medical technologies and procedures for England’s National Health
Service (NHS).

NICE has four HTA guidance programmes:

e Technology appraisals (TA) (NICE 2016c)—medicines with a marketing authori-
sation (MHRA 2016, EMA 2016)

* Highly specialised technologies (HST) (NICE 2016d)—medicines for very rare
diseases
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* Medical technologies (NICE 2016e)—new or existing medical devices
* Diagnostics (NICE 2016f)—new diagnostic technologies

An additional programme, interventional procedures (NICE 2016g), looks at the
safety and efficacy of new and innovative surgical procedures, but does not consider
issues of clinical or cost-effectiveness.

This chapter focuses primarily on medicines’ HTAs and highlights the key differ-
ences between these and the other HTA programmes. Both NICE’s technology appraisal
(TA) and highly specialised technology (HST) HTAs broadly follow the same process
and timescales, but have different methodologies and decision-making frameworks.

23.4 HTA for Medicines (Technology Appraisals)

Figure 23.1 presents the NICE process for medicines’ HTAs and the opportunities
for patient participation at each stage.

23.4.1 Identifying Patient Organisations

PIP contacts organisations that have not been involved in a NICE appraisal before,
to explain the role of NICE, how the patient organisation can participate and to
encourage contributions and offer support as needed. Relevant national patient
organisations are identified by the PIP team from the Internet, the Charity
Commission' and internal databases. Organisations who wish to participate are sent
support materials at the relevant stages of the process and offered an introductory
meeting and training session.

23.4.2 Scoping

The topic is scoped using the PICO framework (Chap. 1). Patient organisations are
invited to comment on a draft scope document and to attend a workshop. Their
insights are sought on the following key aspects:

e Outcomes of importance to patients

e Quality of life issues which may not be captured by conventional measures

» Tolerability and acceptability of the new medicine compared to treatment cur-
rently available

After the scope is finalised, the Department of Health decides whether to refer
the topic to NICE for appraisal.

"Provides registry of not for profit organisations with charitable purposes
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Fig. 23.1 The NICE technology appraisal process—stages of patient involvement
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23.4.3 Input from Patients and Patient Organisations
23.4.3.1 Input from Patient Organisations

Patient organisations identified during scoping are invited to submit input for con-
sideration by the committee as part of its decision-making. Each organisation may
produce an individual submission, or they may collaborate on a joint submission.
A template structure (NICE 2015a) supports patient organisations in submitting
key information (Chap. 6). The evidence submissions from all stakeholders are pub-
lished as part of the evidence at the consultation stage of the process (see below).

23.4.3.2 Input from Individual Patients

Organisations are asked to nominate people to attend the committee meeting to give
testimony and to answer questions from a patient or clinical perspective (NICE
2015b). These ‘experts’ are also invited to provide a personal written statement
(using a template) but do not take part in the committee’s decision-making pro-
cesses. These statements are published together with the other submitted evidence.

Experts attend the committee meeting as individuals rather than as representa-
tives of any organisation. The committee chair selects two patient experts from the
nominations received. Ideally one of the experts will be someone with the condition
relevant to the treatment being appraised, preferably someone using the new treat-
ment. They provide an in-depth perspective on their individual experience. The other
expert usually works or volunteers for a patient organisation and is able to offer the
perspectives of a broad range of patients with the condition and their carers.

The patient experts give the committee a unique insight into what it is like to live
with a condition and its impact on their life, their family and their ability to work. In
addition, they provide insight to the benefits, risks, tolerability, side effects and ease
of use of the medicine. The outcomes patients consider to be important may also
differ from the clinical outcomes measured in the clinical trials and those incorpo-
rated into the cost-effectiveness evidence.

Patient experts are offered a payment for their attendance, as well as reimburse-
ment of their expenses.

23.5 Support for the Patient Experts

Patient experts can find committee meetings daunting due to issues such as the:

e Number of people in the room

* Use of technical terms

* Extensive discussion about clinical and cost-effectiveness compared with discus-
sion of patients’ issues


http://dx.doi.org/10.1007/978-981-10-4068-9_6

280 V. Thomas et al.

To ameliorate this NICE’s PIP has written a guide for patient experts (NICE
2015b) which explains what happens before, during and after a committee meeting,
and outlines the experts’ role. Patient experts can speak to someone from the PIP to
ask any questions they may have and clarify what will happen at the meeting. A
member of the PIP meets the patient experts before the meeting starts, and provides
support as needed. The committee chair and the lay members play an important role
in ensuring the patient experts feel relaxed and confident about participating in the
meeting. To support this, one of the lay members will usually sit next to the patient
experts during the meeting.

23.5.1 Committee Considerations

NICE committee meetings are divided into two parts: public (part 1) and confiden-
tial (part 2). The patient experts, clinical experts and the pharmaceutical company’s
representatives are invited to attend the first session. This session is also open to
members of the public (NICE 2016h) and discusses the clinical, cost-effectiveness
and patient issues in detail.

Following ‘part 1°, only the committee members and NICE staff remain in the
meeting. Confidential information (academic or commercial) is discussed, and the
initial recommendations are drafted.

Examples of Patient Organisation Submissions
Ulcerative Colitis (vedolizumab)

Patient input informed the committee that the condition meant that patients
are often housebound or hospitalised and unable to work or study. It stated
that the population is often teenagers or young adults, whose quality of life is
affected by the debilitating nature of the condition; they are unable to study or
socialise and it also reduces their possibility of meeting a partner. The submis-
sion explained why surgery is an inappropriate comparator for young adults;
surgery is irreversible, with risks, and has life-long effects, including on fertil-
ity. The committee was told that the treatment being considered gave them
complete remission and thus ‘their life back’.

Ankylosing Spondylitis and Non-Radiographic Axial Spondyloarthritis
(TNF-alpha inhibitors)

A patient organisation ran a survey to understand the impact of these con-
ditions on quality of life for people affected. There were 608 responses, which
were used to inform the patient organisation’s submission. They highlighted
the effects on ability to work and on personal life; one-third gave up work
before normal retirement age, many patients never married, women were less
likely to have children and those who did marry were more likely to divorce.
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23.5.1.1 The Role of the Committee Lay Member

Each committee has two lay members with equal status to the other members. The
lay members do not ‘represent’ any particular group or constituency of patients,
but bring a broad patient perspective to the committee’s decision-making.
Although all committee members need to consider many aspects of all decisions,
the lay members ensure that issues raised by patients are heard and reflected in the
committee’s decision-making. For each appraisal, one of the lay members takes
‘lead’ responsibility, summarising and presenting the relevant patient evidence.
Other committee members act as equivalent leads on the clinical and economic
evidence.

23.5.1.2 Considering the Evidence

The committee discusses all the available evidence in relation to the medicine under
consideration. This includes formal published research (both qualitative and quanti-
tative), economic modelling, expert submissions and commentary, and individual
testimony and experience. The committee asks the experts and the pharmaceutical
company for their insights and to clarify any issues of uncertainty. The experts are
not asked to make a presentation, but can participate in the discussions and answer
the committee’s questions. Patient experts are always asked if they have anything
further to say before they leave the meeting, to ensure that issues important to them
are not overlooked.

23.5.2 Consulting on Draft Recommendations

Stakeholders and experts are sent to the committee’s provisional recommendations
in confidence and have 4 weeks to comment. One week later the draft recommenda-
tions are published on the NICE website for a 3-week public consultation period to
seek views on whether the draft recommendations are an appropriate interpretation
of the evidence considered.

Patient organisations are encouraged to comment on the extent to which the
draft recommendations have taken account of the evidence from patients’ per-
spectives. Where there is a lack of evidence or clarity, patient organisations some-
times run surveys with their members during the consultation period to inform
any response.

Even where a patient organisation agrees with the draft recommendations, it is
important for them to respond to consultations; otherwise NICE only hears from
those who disagree.
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Example of a Patient Group Response to a Consultation
Ankylosing Spondylitis and Non-Radiographic Axial Spondyloarthritis (TNF-
alpha inhibitors)

The patient organisation agreed with most of the committee’s recommen-
dations with two exceptions. Firstly, that infliximab was not recommended
and, secondly, that a second or subsequent anti-TNF for people whose disease
has not responded to treatment with the first anti-TNF, or those who had an
initial response which was then lost, was also not recommended. To inform
their consultation reply, they ran a survey, gaining 858 responses in 8 days,
and the results were submitted to the committee. The recommendations were
subsequently amended; firstly, the committee stated that infliximab might
benefit people with memory problems, learning disabilities, dexterity prob-
lems or a fear of needles and, secondly, that there was also anecdotal evidence
suggesting that a second or third TNF-alpha inhibitor can be clinically effec-
tive if the first has failed.

23.5.2.1 Considering the Consultation Responses

The committee meets for a second time to discuss the comments received during the
consultation. Patient and clinical experts are not normally invited to this meeting;
however, if significant new evidence has been submitted, or the committee has ques-
tions for the experts, they can be invited to attend.

23.5.2.2 Final Recommendations

Following the second meeting, the final recommendations are drafted and sent in
confidence to the stakeholders and experts. This information also includes:

e Discussion of how the committee considered information provided by patient
organisations and the patient experts

e Any comments received during the consultation period

e NICE’s responses to these comments

The final recommendations are published on the NICE website 1 week later.

23.5.3 Appeal

Stakeholder organisations can comment on factual inaccuracies in the final recom-
mendations and have the opportunity to lodge a formal legal appeal (NICE 2016i)
on one or both of the following grounds:
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* That whilst developing the recommendations NICE has failed to act fairly or that
NICE it has exceeded its powers
e The recommendations are unreasonable in the light of the evidence submitted

Appeals are heard in public in front of a panel (NICE 2014a) comprising five
members including a lay person. The appeal panel cannot change the recommenda-
tions. However, if any of the appeal grounds are upheld, then the appraisal will
return to the relevant stage in the development process (NICE 2014b).

23.5.4 Publication

If no appeal is received, or if the grounds for appeal are not upheld, the recommen-
dations are published on the NICE website as formal guidance to the NHS. The
underpinning evidence and submissions obtained throughout the process are pub-
lished alongside the guidance (HTA report).

A plain language version of each appraisal is also published. These include infor-
mation on:

*  What the guidance means for patients

* A simple explanation of why NICE made the recommendation

¢ A link to a website called NHS Choices (NHS Choices 2016) for more informa-
tion about the condition

e Contact information for relevant patient organisations who can provide more
information and support

23.5.5 Review

Relevant clinical and cost-effectiveness evidence is normally reviewed between
2 and 4 years after guidance publication (NICE 2014c). NICE consults with patient
organisations and other stakeholders on whether the evidence has changed signifi-
cantly enough for recommendations to be updated.

23.5.6 Highly Specialised Technologies

NICE’s evaluations of medicines for very rare conditions are known as highly special-
ised technology guidance (HST). HSTs use the same general process for participation as
described above for TAs, however, the methodology is different to take account of the:

e Very small population
* Higher costs of the technology
* Narrow evidence base and its consequent uncertainties
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The committee considers several issues including: the nature of the condition,
impact of the new technology, cost to the NHS and personal social services, value
for money and impact of the technology beyond direct health benefits.

23.5.6.1 Patient Participation in HSTs

Patient organisations are involved in the scoping process. Patient organisations and
patient experts are invited to submit evidence to the committee. As there is often less
published evidence on clinical and cost-effectiveness, the committee values highly
the input submitted from the patient organisations and experts. This fills gaps in the
published research and helps the committee understand the disease and the out-
comes of the treatment for patients.

The process is largely the same as TAs; however, unlike TAs, the patient experts
are routinely invited to attend both committee meetings: the first where the evidence
is considered and the second where consultation responses are discussed.

23.6 HTAs for Technologies Other Than Medicines

23.6.1 Medical and Diagnostic Technology Topic Selection

For a medical or diagnostic technology to be considered by NICE, it must have? a
CE (Conformité Européene) mark. This confirms the technology has demonstrated
conformity with the EU regulations for medical devices, demonstrating its quality,
safety and performance. Unlike medicines regulation, clinical studies are not
required for all medical devices to demonstrate ‘performance’.

Medical and diagnostic technology topics are usually formally notified to NICE
by the company who manufactures or distributes the technology. The notification
(NICE 2016j) outlines the case for the National Health Service (NHS) to adopt the
technology including:

e A description of the patient and healthcare benefits offered by the technology
e The place of the technology in a care pathway
e The other technologies it would either replace or be used alongside

23.6.1.1 Patient Participation in Selecting Medical or Diagnostic
Technology Topics

Due to the scarcity of published evidence, input from patient organisations is critical
at a very early stage in highlighting information frequently not found in the pub-
lished evidence such as:

20r be expected to have by the time the guidance is published
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* Unmet patient need

» The acceptability of existing or new technologies

* Quality of life benefits of a new technology

e Issues around usability for technologies that may be used by patients
themselves

Before a topic is selected, relevant patient organisations are asked to complete a
questionnaire to help fill these evidence gaps. Questionnaire responses are consid-
ered, alongside other evidence, by NICE’s Medical Technology Advisory Committee
which decides whether the technology is suitable for guidance development.

23.6.2 Medical Technologies Guidance

NICE medical technology evaluations consider a single technology and its:

* Benefit to patients over and above existing technologies
* Benefit to the healthcare system—for example, potential reduction in burden on
staff, patients or healthcare resources

The NICE process for evaluating medical technologies is broadly similar to its
process for appraising medicines and has equivalent committee and patient partici-
pation mechanisms. The one notable exception is in relation to how topics are
selected for evaluation (see above).

Minor differences include a shorter scoping process—replacing the scope con-
sultation with a 5-day fact checking exercise—and a resolution process in place of
a formal appeal mechanism. Patient experts are included in the process where the
patients are the users or operators of the technology or where patient outcomes and
preferences are particularly important.

Medical technology evaluations look at the cost impact (rather than cost-
effectiveness) of adopting a new technology. A new technology may be more expen-
sive than an existing one, but it may require fewer staff to operate or mean that a
patient needs to be in hospital for less time. As such it might have the potential to
reduce overall expenditure.

23.6.3 Diagnostics Guidance

NICE’s assessment of diagnostic technologies considers one or more technologies,
usually for use in a single care pathway.® At the time of writing, there is no formal
mechanism for patient organisations to submit input for consideration by the

3 Although the facility exists to consider a variety of applications for a diagnostic technology across
several conditions
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committee; however, work is ongoing to address this. As with medical technologies
guidance, a resolution process takes the place of a formal appeal process.

23.6.3.1 Patient and Carer Specialist Committee Members

The participation of patients and carers in diagnostics assessment differs from that
of the technology appraisal and medical technology processes. The limitations of
the evidence-based and frequent uncertainty about where in the care pathway a
diagnostic technology should be used means that expert input is required from the
beginning and throughout the development process.

Patients and clinicians with expertise related to an individual technology are
recruited as full voting members of the Diagnostics Advisory Committee, alongside
the core members who consider each technology. Known as ‘specialist committee
members’, these experts are recruited at the beginning of the development process.
Specialist committee members take part in meetings contributing their knowledge,
expertise and experiences and also taking part in the formal committee
decision-making.

Whilst only one patient or carer specialist committee member is appointed to the
committee for each particular topic, all applicants for the specialist committee
member role, along with relevant patient organisations, are invited to a workshop at
the start of the process. This is to ensure that as much patient expertise as possible
is available to NICE when discussing the scope of the guidance.

In many cases a diagnostic technology is not a treatment in itself—the benefit of
using the technology may only become apparent at a much later stage in the patient’s
care. By inviting patients, carers and patient organisations to take part in the initial
workshop, NICE can ensure that the resulting scope best reflects the needs and pref-
erences of the people who may benefit from the technology.

23.7 Evaluating Patient Participation in HTAs

In 2012 a formal evaluation was conducted of the experiences of the patient experts
who had participated in NICE’s technology appraisals process. The evaluation
explored the impact they felt they made to NICE’s decision-making (NICE 2014d).
This revealed a number of useful practical suggestions to improve our approach
such as: chairs formally introducing themselves to the experts; chairs introducing
the role of the experts for the benefit of the public gallery; and clarifying the differ-
ence between the lay members and the patient experts. These suggestions have now
been incorporated as part of the action plan (NICE 2015c¢). In addition, patient
experts are now routinely asked to record their experiences of participation to sup-
port continuous quality improvement. This is part of a wider approach to systemati-
cally gather experience and impact data from all lay people working with NICE
(NICE 2015d). As part of this approach, all lay members leaving any of the HTA
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committees complete an exit questionnaire which feed into quarterly reports with
recommendations for improvements.

23.8 Options for Future Development

At the time of writing, the patient involvement team is undertaking an evidence-
based review to identify a clear strategic vision for NICE’s future public involve-
ment activities and to identify ways of putting this into practice. Early findings
indicate a need to review our approach to evidence submissions and the patient
expert role. We have since gone out for consultation so this either needs to be deleted
or replaced with ‘The proposals for change have now been subject to public consul-
tation’. NICE will continue to engage with patient organisations and individuals on
developing and evaluating meaningful patient participation, so that HTA guidance
includes their preferences and priorities.
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Chapter 24
EUnetHTA: Patients’ Perspectives in the HTA
Core Model®

Lisbeth Ortenblad, Lotte Groth Jensen, and Alessandra Lo Scalzo

24.1 Introduction

EUnetHTA has developed the HTA Core Model® as a methodological framework for
collaborative production and sharing of HTA information (Lampe et al. 2009; Pasternack
et al. 2009). In this chapter, the construct of the HTA Core Model® version 3.0 is
described. The HTA Core Model® provides a construction for HTA that gives a compre-
hensive assessment of nine domains, each of which represents an aspect of the use of a
given health technology (Pasternack et al. 2009). The processes and inputs that shaped
the creation of the Patients’ and Social Aspects domain are explored. A description of
the final content and scope of the Patients’ and Social Aspects domain and its relation
to other HTA Core Model® domains is provided, and ways to strengthen research on
patients’ perspectives in HTA are discussed. The HTA Core Model® stresses the impor-
tance of a multidisciplinary design when conducting HTAs to provide a sufficient and
solid political decision aid. However, challenges remain in using the Patients’ and
Social Aspects domain. This is discussed in the concluding section in suggestions on
how patients’ perspectives may be integrated into future EUnetHTA collaboration.
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24.2 EUnetHTA and the HTA Core Model®

EUnetHTA is a European collaboration of HTA bodies that was established in 2006
at the request of the EU. Each EU member state appoints the HTA bodies that par-
ticipate. The primary goal of the collaboration or network is to support cooperation
between European HTA bodies and avoid duplication of work (Kristensen et al.
2009). The purpose is to produce benefit at a European, national and regional level.

EUnetHTA wishes to develop and support the production of reliable, timely,
transparent and transferable HTA information by making available different tools
(EUnetHTA 2010). Every EUnetHTA product undergoes a process of public con-
sultation during the drafting process. The HTA Core Model® has been developed
over the past decade as a result of feedback on its use by EUnetHTA members and
by public consultation. The HTA Core Model® v3.0 (hereafter called the HTA Core
Model®) that was issued in 2016 is briefly described in this section. The HTA Core
Model® consists of three main components (EUnetHTA 2016b):

e HTA ontology, which contains an extensive list of generic questions (issues) that
can be asked in HTA

e Methodological guidance, which helps the researcher find answers to the ques-
tions defined by the ontology

e The common reporting structure, which provides a standard format for the out-
put of HTA projects

The HTA Core Model® organises the information within an HTA by dividing it
into nine domains to ensure a broad framing of HTA projects and not just a focus on
issues limited to clinical effectiveness and economics. The nine domains are out-
lined below:

e Health Problems and Current Use of Technology

e Description and Technical Characteristics of Technology
e Safety

* Clinical Effectiveness

e Cost and Economic Evaluation

e Ethical Analysis

e Organisational Aspects

e Patients’ and Social Aspects

e Legal Aspects

Each domain is divided into several fopics (overall subjects like patients’ per-
spectives), and each topic is further divided into several issues (specific generic
questions to consider the relevance of when conducting an HTA). The combination
of domains, topics and issues defines an assessment element within the HTA Core
Model®.

Within the HTA Core Model® framework, all nine domains are considered
equally important in conducting the HTA and in the subsequent decision process.
The list of generic questions to consider consists of questions termed as core
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Table 24.1 The HTA Core Model® matrix

Importance
Core matrix 1 Optional 2 Important 3 Critical
Transferability 3 Complete Not core Core Core
2 Partially Not core Core Core
1 None Not core Not core Core

questions and noncore questions alike. These categories are built on a matrix in
consideration of the importance and transferability of each specific question.
Transferability is low for information highly specific to a particular context and is
most likely not as useful in other settings. Importance is concerned with whether the
question contains significant information from the viewpoint of HTA in general.
The HTA Core Model® matrix is shown in Table 24.1.

Following this logic, all nine domains have questions belonging to and not
belonging to the core. Despite not belonging to the core, questions can often be of
significant interest to HTA projects and sometimes of critical importance in a local
setting. It is an attempt to guide the user of the model as opposed to a deterministic
way of defining the questions in the model.

To further emphasise the equal importance of each domain and the relational
nature of many aspects in the HTA process, the HTA Core Model® defines relations
between topics and issues across different domains. The model defines two different
kinds of relations:

» Sequential relations, where it becomes easier to answer question B if the answer
to question A is provided

e Content relations, which indicate associations between questions that deal with
partially similar themes

For a full description of the HTA Core Model®, see EUnetHTA (2016a).

24.3 Aim of the Patients’ and Social Aspects Domain

The aim of involving Patients’ and Social Aspects in HTAs is to understand how
health technologies are used, perceived and shaped in everyday life among patients.
In recent years, an ontological shift in perceiving health technologies has taken
place. This implies a change from seeing health technologies as more or less sepa-
rated from their surroundings and acting independently from their human and non-
human contexts to a multifaceted way of understanding health technologies (Lehoux
2006; Facey et al. 2010; Koivisto et al. 2010; Hansen and Lee 2011). This way of
addressing health technologies is inspired by actor-network theory (Latour 1987),
among others.

In such a perspective, patients’ aspects indicate that a health technology does not
produce effects in isolation from the patients who are using the technology. Rather,
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the patients are perceived as co-producers. This happens when patients use, act and
respond to the technology. When perceiving health technologies in a co-productive
way, the central research question would be: How do patients act with a technol-
0gy? What resources does it require? (Koivisto et al. 2010).

This development of patients’ perspectives in HTA is in line with an ontological
shift in healthcare from a biomedical model to a biopsychosocial model, which is a
social medical model developed by George Engel (1977). Biomedical models attri-
bute diseases mainly to biological factors and somatic abnormalities and character-
ise health by the absence of disease. In contrast, the biopsychosocial model
understands disease and health as an interaction of individual biological, psycho-
logical and social factors.

Following such developments, versions 1 and 2 of the HTA Core Model®
included the Social Aspects domain, and following consultation this was modified
in version 3.0 of the model to be the Patients” and Social Aspects domain (2016).
This altered the core questions to be more focused on issues relevant to patients as
outlined in the HTAI Interest Group submission templates (HTAi 2014) and updated
the methodological guidance to include new sources for literature searching. In the
following sections, the form and content of the domain will be further expanded.

24.4 Content of Patients’ and Social Aspects Domain

The Patients’ and Social Aspects domain v3.0 concerns ‘topics’ and ‘issues’ rele-
vant both to patients who receive and use health technologies and health services
and to caregivers from the social network who provide care for patients. The domain
seeks to identify evidence about experiences, expectations, valuations and opinions
related to the health technology among patients and caregivers, their experiences of
living with the condition being studied and the consequences (e.g. effect and effi-
ciency) for everyday life when using the technology.

The interaction between the use of the technology, a person’s health and other
personal and environmental factors is a central focus of the domain. A health tech-
nology is implemented in a hospital or a primary care setting, but its use may have
implications for patients beyond the original setting of the technology to the homes
and everyday lives of the patients. Patients are also members of families, communi-
ties and societies, and thus both individual illnesses and treatments affect significant
others (spouses, parents, children, friends, etc.), who take part in shaping the use of
the technology through their support or restrictions.

It is also recognised that there are underlying communication issues, so these are
also studied in the domain. Examples include communication between health per-
sonnel and the patient about the use and implication of the technology, communica-
tion about the meaning of the results of diagnostic or genetic tests for a wider
diagnosis pathway and communication about self-administered devices, all of
which are important for the use of and decisions about the technology.

Figure 24.1 shows the above-described themes that contribute to the Patients’
and Social Aspects domain. The figure draws on inspiration from an analytical
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Fig. 24.1 Themes of the Patients’ and Social Aspects domain and relationship to other domains of
the HTA Core Model® (HTA Core Model version 3.0 2016)

model developed by Hansen (Hansen 2007). This model shows how subjects, which
have been considered relevant in previous HTA reports regarding patients’ perspec-
tives, are empirically related and that it is only analytically possible to focus on
single aspects at a time. Figure 24.1 is a further development of the model, illustrat-
ing the themes of Patients’ and Social Aspects domain in terms of the topics of
patients, social groups and communication, as well as its relation to the other
domains of the HTA Core Model®.

The Patients’ and Social Aspects domain contains eight issues, which in turn are
related to the three topics of the patients’ perspectives, social group aspects and com-
munication aspects, as shown in Fig. 24.1. Table 24.2 shows the topics and issues of
the final version of the domain and how it has changed from the previous version.

24.4.1 Methods

The HTA Core Model® (EUnetHTA 2016) provides a handbook with detailed guid-
ance on conducting research into patients’ perspectives as part of a HTA Core
Model but presents approaches that are relevant for anyone doing an HTA.

Similar to any HTA work, methods for answering issues relating to patients’
perspectives should start by conducting a literature search to examine whether it is
possible to answer the chosen research questions by a synthesis or a meta-analysis
of existing studies (Chap. 15). If this is not possible or if it provides insufficient
evidence, primary studies should be conducted. Evidence on patients’ perspectives
can be derived from both qualitative and quantitative approaches (Part I). Depending
on the type of research questions, a multi-method research design could also be
used. Finally, patient participation in HTA conduct should be considered but is often
ignored (Chaps. 5, 8 and 13).
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Table 24.2 Topics and issues in Social Aspects domain v2.0 and in Patients” and Social Aspects

domain v3.0

Social Aspects domain v2.0

Patients’ and Social Aspects domain v3.0

Topic Issue Topic Issue
Individual What kind of changes do Patients’ What are the experiences
patients or citizens perspectives of living with the

expect?

Who are the important
others that may be
affected, in addition to
the individual using the
technology?

What kind of changes may
the use of the
technology generate in
the individual’s role in
the major life areas?

How do patients, citizens
and the important others
using the technology
react and act upon the
technology?

Are there factors that could
prevent a group or
person from gaining
access to the
technology?

What is the socio-economic
impact of the technology
to the patient and his/her
important others?

condition?

‘What expectations and
wishes do patients
have for the
technology and what
do they expect to gain
from the technology?

How do patients perceive
the technology under
assessment?

What is the burden on
caregivers?

Major life ‘What kinds of reactions and
areas consequences can the
introduction of the
technology cause at the
overall societal level?

Which social areas does the
use of the technology
influence?

What influences patients’ or
citizens’ decisions to use
the technology?

How does the technology
affect inequalities in
health?

Social group aspects

Are there groups of
patients who currently
don’t have good
access to available
therapies?

Are there factors that
could prevent a group
from gaining access to
the technology?

(continued)



24 EUnetHTA: Patients’ Perspectives in the HTA Core Model® 295

Table 24.2 (continued)

Social Aspects domain v2.0 Patients’ and Social Aspects domain v3.0
Information | What is the knowledge and | Communication How are treatment
exchange understanding of the aspects choices explained to
technology in patients patients?
and citizens?
What are the social What specific issues may
obstacles or prospects in need to be
the communication communicated to
about the technology? patients to improve
adherence?

24.5 Relation of Patients’ and Social Aspects Domain
with Other Domains

The ultimate aim of the existence and use of technologies in health services is for
patients to benefit. Overall, the full HTA Core Model® describes and analyses the
consequences of a given technology for the patients from different perspectives
(Fig. 24.1). In this way, the nine domains of the HTA Core Model® ultimately con-
cern the patients. As such, patients’ perspectives can be present in several other
domains of the HTA Core Model®. This could be the case if patient-related issues
are estimated at a societal level. For example, issues related to socio-economic ben-
efits could be covered in the Cost and Economic Evaluation domain, or issues about
the provision of healthcare and equitable allocation of resources could be covered in
the Organisational Aspects domain. Ethical and/or political topics discussed in the
Ethical Analysis or Legal Aspects domains would often be closely related to issues
relevant to the Patients’ and Social Aspects domain. In addition, patients’ perspec-
tives on biological/physical/psychological topics could be connected to the Clinical
Effectiveness or Safety domains, for example, individuals may receive various ben-
efits from technologies that can be measured as changes in disease or improved
functioning in their everyday lives.

However, these other domains do not specifically address experiences, evalua-
tions, needs and expectations based on patients’ personal knowledge and experi-
ences. Furthermore, the focus of other domains may be on specific health issues,
whereas the patients and their caregivers are the only ones going through the longi-
tudinal course of illness across healthcare sectors and homes in everyday life. In
addition, the methods for collecting evidence can be domain specific and, as such,
differ from the Patients’ and Social Aspects domain. It is therefore important to
specifically address patients’ issues as an independent part of a full HTA. It is still
essential to stress that coordination is needed across all domains in order to exchange
information and avoid overlap when producing an HTA in a Core Model frame. As
described in Sect. 24.2, attention should be given to the types of relationships
between topics and issues across the domains of a full HTA. Thus, topics and issues
could have similar subject matter or substance (content relationship) or they could
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form a logical order so the questions should be answered in a sequence because it is
easier, or makes sense, to answer question B if the answer to question A is provided
first.

24.6 Discussion

The development of the HTA Core Model® stresses that a multidisciplinary research
perspective is needed to create a robust basis for political decision processes.
However, challenges remain in using the Patients’ and Social Aspects domain.

Although the literature on patients’ perspectives and methods for obtaining evi-
dence on patient issues are substantial, expert skills in the social sciences are
required to conduct this part of an HTA. This seems limited in most HTA bodies
(Lehoux and Williams-Jones 2007; Facey et al. 2010).

Furthermore, a major intention of the EUnetHTA collaboration is the transna-
tional use of HTAs, but studies on patients’ aspects are challenged by transferability
and generalisability. Patients” and Social Aspects of a given health technology are
context dependent to a great extent. Issues such as the roles and obligations of
patients and caregivers, the social network, cooperation between health profession-
als and patients, disease perceptions and social consequences of diseases depend
heavily on specific social and cultural environments. This might not be different
from health economic issues, for example, where societal differences in healthcare
sector financing and reimbursement are apparent. However, economic and clinical
effectiveness have played a dominant role in HTAs, and therefore, more profound
experiences with generalisability and the transnational use of results exist within
these domains. So more needs to be done to consider the issues of transferability in
relation to patients’ aspects. Methodological developments in patient-centred out-
come research (PCOR) as shown by PCORI' Methodology Standards (PCORI
2016) might be useful to overcome some of the challenges of transferability across
nations. PCORI uses patient-centred outcome research to improve methodology of
comparative effectiveness research that seeks to give voice to patients and caregiv-
ers in health decision-making (Snyder et al. 2013).

Patients’ perspectives will be explored as part of the full HTA Core Models®
implemented by national and regional HTA bodies in the coming years. However, it
is also interesting to consider how patients’ perspectives may be integrated into the
future EUnetHTA collaboration. At the time of writing, EUnetHTA Joint Action 3
for 2016-2020 is underway. In this new joint action, there is a focus on the produc-
tion of international, collaborative HTAs. However, it has been decided to focus on
the production of Rapid Relative Effectiveness Assessments (REA). This only
includes four domains of the HTA Core Model®, namely, Description and Technical
Characteristics of Technology, Health Problems and Current Use of Technology,
Clinical Effectiveness and Safety. The remaining five domains, including the

'Patient-Centered Outcomes Research Institute
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Patients” and Social Aspects domain, are assessed by a checklist and , among other
things, will guide how patient groups are involved. This appears to indicate that
patients’ perspectives are given a fairly low priority in future EUnetHTA work.
Furthermore, as limited time and resources appear to constitute hurdles to involving
patients, this is also likely to limit patient involvement in EUnetHTA. As Hailey and
Nordwall (2006) point out, decision-makers do not seem willing to fully commit
resources to obtaining evidence on patients’ perspectives. Furthermore, Carman
et al. (2015) (Chap. 6) indicated the need to further develop methods and focus on
involving patients as stakeholders in informing HTAs. As the HTA Core Model® is
freely available for anyone to use and provides a useful methodological guide for all
stakeholders, it could help address this need.
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Chapter 25
Germany

Sabine Haefner and Martin Danner

25.1 Introduction

This chapter presents how Germany supports patient involvement in HTA and decision-
making processes in the Federal Joint Committee (Gemeinsamer Bundesausschuss,
G-BA) and the Institute for Quality and Efficiency in Healthcare (Institut fiir Qualitit
und Wirtschaftlichkeit im Gesundheitswesen, IQWiG), which drafts HTA reports
commissioned by the G-BA. It outlines processes for incorporating individual and col-
lective patient experiences through participation processes and research, and it shows
how Germany has set a legal framework for patient participation. It explains how
patient experiences are introduced by patient organisations that have been identified as
relevant organisations by lawmakers and that have been granted participation rights
including means for capacity building. It presents a range of mechanisms for participa-
tion according to the mosaic for participation (Chap. 5). In particular, it illustrates how
patient organisations use their rights by filing requests for HTAs and decision-making
regarding benefit coverage and by identifying patient representatives with different
perspectives to take part in assessment and appraisal processes. In conclusion, the
chapter reflects on issues of evaluation and future challenges.

Approximately 90% of the people living in Germany are insured under statutory
health insurance (SHI) (National Association of Statutory Health Insurance Funds
2016). The SHI is based on the basic principles of solidarity, medical necessity and
benefit in kind. Everyone insured under SHI has the same right to necessary medical
care regardless of age, disease or the amount of premiums paid.
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25.1.1 Self-Government

Further characteristics are the principles of subsidiarity and self-government. The
legislators only define the framework for medical care. In many areas, policy mak-
ing is up to the so-called joint self-government to determine the scope of services
provided by SHI funds and to organise healthcare delivery. The joint self-government
enables joint decision-making including bodies with representatives from the health
insurance funds and care providers (physicians, dentist, physiotherapists and hospi-
tals). They are required by law to provide ‘needs-based and equitable care for
insured persons according to the current generally accepted state of medical knowl-
edge’ (Social Code Book V. Section 12 1992). The ‘medical care of insured persons
must be adequate, sufficient, and expedient, must not go beyond what is necessary,
and must be cost-effective and of high professional quality’ (Social Code Book
V. Section 12 1992) (Social Code Book V. Section 70 1999). HTAs play a key role
in defining these requirements.

25.1.2 Mandate of G-BA and IQWiG

The G-BA is the highest decision-making body of the joint self-government. It is
responsible for the assessment, appraisal and decision-making regarding various
technologies within SHI, in particular coverage of medical diagnostic and therapeu-
tic methods or pharmaceuticals. Appraisal includes consideration of assessments
commissioned to the IQWiG or undertaken within G-BA."? Moreover, the G-BA
develops regulations on organisational and quality aspects of healthcare. G-BA
stipulations take the form of directives that are legally binding for all statutory
health insurance funds, care providers and insured persons (Fig. 25.1).

25.1.3 Patient Participation

Since 2004, the legislation has supported comprehensive patient participation in the
G-BA and the IQWiG. It includes participation of individual patients or their carers
(informal caregivers) as well as representatives of patient groups, advocacy groups
or consumer organisations. All possible patients’ perspectives are covered as
described by HTAi (HTAi 2015). The persons participating are chosen and appointed
as knowledgeable persons (patient representatives) by relevant patient organisa-
tions (Sect. 25.2.2.1) into the bodies of G-BA. The diversity of individual and

! The tasks of the G-BA are extensive. For more information on the G-BA, also in English, please
visit www.english.g-ba.de/.

2For more information on the IQWIG, also in English, please visit www.iqwig.de.
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The legal status of the G-BA

German Social Code Law

Responsible federal ministry Regulation

Self-governing partners

(e.g. National Association of Statutory

Health Insurance Physicians, Central Federal
Association of Health Insurance Funds)

Contracts (federal)

Self-governing partners

(e.g. Association of Statutory Health

Insurance Physicians, state federations

of statutory health insurance providers) Contracts (state)

Association of Statutory

Health Insurance Physicians/

statutory health insurance

providers By-laws

Fig. 25.1 The legal status of the G-BA (G-BA 2013)

collective perspectives during appraisal is intended, and the terms knowledgeable
person and patient representative are used alternatively.
Currently, around 250 patient representatives are active in G-BA committees.

25.2 Rationale of Patient Participation in G-BA and IQWiG

25.2.1 Starting Point for Lawmakers

Itis no coincidence that patient participation became part of HTA and other decision-
making processes of the G-BA and IQWiG.

Improving quality, efficiency and cost-effectiveness The primary aim of a 2003
legislation was to maintain the basic principles of SHI in the context of an ageing
society and advancements in medical care, without rationing services. Greater effi-
ciency and better quality in medical care should lead to more cost-effective services
overall (SHI Modernisation Act 2003).

The G-BA was established as the decision-making body (thus replacing its pre-
decessor organisations) (Draft SHI Modernisation Act 2003a), and the IQWiG
founded as an independent HTA institute (Draft SHI Modernisation Act 2003c).

Self-responsibility and patient sovereignty However, the Modernisation Act also
put some services into the category of ‘self-responsibility’, meaning that the patients
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must pay for some services themselves or make co-payments. At the same time,
‘patient sovereignty’ should be promoted with measures, such as the right to demand
an understandable invoice for medical (in-kind) services or to choose cost refund
instead of in-kind benefits.

On the macro-level those affected by SHI, the patients, became participants in deci-
sion-making processes. This was considered by the lawmakers as the only way more
‘self-responsibility’ could be asked of them (Draft SHI Modernisation Act 2003b).

25.2.2 The Scope of Patient Participation

The SHI Modernisation Act and the Patient Involvement Act from 2003 have formed
the scope of patient participation in self-government bodies.

25.2.2.1 Relevant Patient Organisations

The Federal Ministry of Health has recognised four relevant patient organisations
comprising national umbrella organisations and meeting further requirements
(Patient Involvement Act 2003).

The four relevant organisations are the German Disability Council (Deutscher
Behindertenrat 2016), the National Association of Patient Advisory Centres
(Bundesarbeitsgemeinschaft der PatientInnenstellen 2016), the German Association
of Self-Help Groups (Deutsche Arbeitsgemeinschaft Selbsthilfegruppen 2016) and
the Federation of German Consumer Organisations (Verbraucherzentrale
Bundesverband 2016). With their member patient organisations, they cover a broad
spectrum of diseases and disabilities. This allows for the participation of persons
directly concerned, meaning (chronically ill) patients, persons with disabilities and
their informal carers. They also include organisations that advise patients. The
broad and highly differentiated competence of the various organisations ensures
that patient representatives can be identified for each specific issue.

The organisations have non-profit status and have to disclose their financing to
prove that their work is impartial and independent. Patient representatives from
member organisations with limited funding from health technology developers can
be involved.

25.2.2.2 Participation Rights

The relevant patient organisations were granted the statutory rights to take part in
(consultation right) and to initiate decision-making processes (right to request a
decision) in the G-BA. The consultation right includes the right to be present when
a decision is made. They further were given the right to submit written statements
or take part in hearings regarding decisions of other self-government committees
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(Social Code Book V. Section 140f 2015d) or the assessments of the IQWiG (Social
Code Book V. Section 139a 2015¢).

25.2.2.3 Knowledgeable Persons: The Patient Representatives

To exercise their consultation rights, the relevant patient organisations mutually nom-
inate knowledgeable persons (patient representatives) with the relevant competence.

A patient representative is identified by a relevant patient organisation or one of
their member organisations. He or she has to be voluntarily or professionally active
within a patient organisation. Depending on the subject of consultation, the compe-
tence ranges from having individual or collective patient experience within the indi-
cation of an assessed technology, to being able to provide a broader knowledge from
a consumer perspective. At least half of the knowledgeable persons should them-
selves be directly affected (Social Code Book V. Section 140f 2015d).

The number of appointed persons in the committees, subcommittees and work-
ing groups is limited by the number of persons sent by the health insurance funds
(Social Code Book V. Section 140f 2015d) (Patient Involvement Act 2003).

25.2.3 Assessment of Rationales

Taking the HTAI values for patient involvement in HTA as a basis, the lawmakers’
rationale for patient participation in the G-BA can therefore be summarised as fol-
lows (Chap. 1) (HTAi 2014):

* Relevance The relevant patient organisations and their member organisations
are broad based. This allows relevant patient experience and perspectives to
become part of HTAs.

* Fairness The relevant patient organisations and their patient representatives
can contribute to the process by having the same right as other stakeholders to
initiate a decision-making process (right to request a decision) and to take part
actively in all consultations and sessions (consultation right). Nevertheless, they
might not be seen as equal partners by other parties as they do not have compa-
rable organisational, personal and financial support, nor have the right to vote.

e Equity Through relevant contributions from the patient perspectives, patient par-
ticipation helps to reduce underuse, overuse and misuse of health services, to
promote quality and more efficient services. This can be considered as contribu-
tion to equity within SHI.

* Legitimacy Patient participation has contributed to more transparency of G-BA
decisions, e.g. by discussing and explaining procedures and decisions within
patient organisations. The credibility of G-BA decisions could be further
improved, if published justifications of decisions put more emphasis on included
patient perspectives (Sect. 25.4.2).
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e Capacity building The right to initiate HTAs and legally binding decisions by
request means that patient organisations can actively contribute to healthcare.
Patient participation includes financial, organisational and content support as
well as training (Sect. 25.3.3). Empowerment, influence and co-operation of
patient organisations and patient representatives are promoted.

25.3 Patient Participation in HTA in the G-BA and IQWiG

25.3.1 Patient Participation Throughout the HTA Process

The decision-making process of G-BA can be described with the assessment and
appraisal model. Assessments are conducted by a G-BA committee. But generally
the G-BA commissions the IQWiG to produce an HTA report. Appraisal of the
results takes place in the G-BA subcommittees and working groups where resolu-
tion proposals are drafted for the decision-making body which takes a decision in a
public session. Patient representatives and patient organisations are involved in the
entire process in the G-BA.

The IQWiG includes patients or patient representatives for the preparation of
HTA reports according to its methods papers IQWiG 2016) (Fig. 25.2).

As an example, we use a request of the relevant patient organisations for HTA
and benefit coverage of the Newborn Screening for Critical Congenital Heart
Disease Using Pulse Oximetry from 6 September 2012 (Relevant Patient
Organisations 2012) in Table 25.1 and Sect. 25.3.2.

Contributing the patients’ perspective at G-BA and IQWiG

Appraisal and
decision making

Assessment

Commission
G-BA
Assessment report
Patient involvement Patient involvement
e Participation in committees ¢ Invited discussion
e Participation in discussion, entitled * Input via questionnaires
to submit petitions, no vote e Submission of comments

on IQWiG products

Fig. 25.2 Contributing the patients’ perspectives at G-BA and IQWiG (Wieseler 2015)
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Table 25.1 Patient participation in G-BA HTA and decision-making process

HTA phase

Relevant patient
perspectives

Type of patient participation mechanism

Topic proposal and request by patient organisations

Indications of
deficiencies in
care

Inclusion into SHI
services

Medical care aspects

Patient safety

Benefit in patient-relevant
endpoints (mortality,
morbidity, quality of
life)

For example,

— Congenital heart
disease most common
organ malformation
of newborns

— Need of fast intensive
care of newborns with
critical congenital
heart disease

— Improved survival with
early diagnostic

Any patient group can propose topic to
relevant patient organisations

For example, Federal Association of Children
with Heart Disease

The G-BA patient involvement specialist team
supports patient groups to develop a draft
request meeting G-BA conditions for HTA

Relevant patient organisations decide to
submit the request to the G-BA

Topic selection and i

nitiation of HTA (G-BA)

Acceptance of
request,
clarification of
topic,
prioritisation

Collection of detailed
information on the
topic

Healthcare relevance for
patient groups (e.g.
disease burden,
anticipated benefit,
available alternatives)

Patient representatives participate in G-BA
committees, with support from G-BA
patient involvement team

For example, representatives from the Federal
Association of Children with Heart
Disease as well as patient representatives
from other organisations in the area early
diagnosis of children

Public notice of
assessment and
appraisal

Initial evaluation of topic
(PICO)

Inter alia: umbrella organisations of
self-help groups and patient
representatives

Statement via questionnaire

Commission to
IQWiG for
HTA report

Specification of HTA
questions

For example, earlier
identification and
better prognosis of
congenital heart
disease?

Patient representatives: participation in
G-BA committees

Early phases of HTA report 1QWiG) (IQWiG 2015b)

Research question

Patient-relevant
endpoints
Subgroups, if needed

Patients, affected persons: consultation via
interviews

For example, patient representatives from
Federal Association of Children with Heart
Disease, parents’ initiative of children with
heart disease cologne, Herzkind e.V.

(continued)
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Relevant patient

HTA phase perspectives Type of patient participation mechanism
Preliminary report | Patient-relevant Public, including patient organisations:
plan endpoints written comments (hearing)
Inclusion and exclusion
criteria

Preliminary report | Methodical approach and

findings

Public, including patient organisations:
written comments (hearing)

Appraisal and decision (G-BA)

Medical relevance,
disease burden,
access, alternatives

Appraisal

Patient representatives: participation in
G-BA committees
Relevant patient organisations: may submit

(dissenting) draft decision as request, if
applicable
Patient representatives: participation
Presentation of position or request in public
session

Decision on
inclusion as
SHI service in
public session

Adapted from Table 5.3 with example from the assessment and appraisal of the Newborn Screening
for Critical Congenital Heart Disease Using Pulse Oximetry (G-BA 2016b)

25.3.2 Involvement Mechanisms

Table 25.1 shows patient participation rights and opportunities throughout the HTA
process. They involve different actors.

25.3.2.1 Initiation of HTA

The right to request a decision of the relevant patient organisations goes beyond
a topic proposal that could be considered or not. A request is a formal procedural
right. Topics addressed in a request must be discussed, and a formal decision must
be made about whether to go ahead with the topic or not.> However, once the condi-
tions for an HTA have been met by a request, the G-BA has to initiate the assess-
ment and appraisal procedure, take the topic forward as an HTA and at the end of
procedures has to decide about benefit coverage.*

Conditions for an HTA are specified in the G-BA rules of procedure. The
request has to include a description and substantiated justification with information
on the benefits, the target population, medical necessity and cost-effectiveness of

3The G-BA is required to discuss requests in the next session of the relevant committee, and, if no
decision is possible, define the further proceedings (Social Code Book V. Section 140f 2015d).
*Prioritisation is restricted: a decision on acceptance of a request for HTA of non-medicine tech-

nology has to be made after 3 months, and process shall be finished after 3 years (Social Code
Book V. Section 135 2015b).
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the method to be discussed, as well as comparisons to methods already available.
Auvailable studies must permit a discussion of the topic, and the request must specify
the topic’s level of urgency.

Topic proposals are discussed within patient organisations first. Any patient
organisation can propose a topic to the relevant patient organisations, regardless of
its size, funding or skills. There is no paper form for requests, but the G-BA patient
involvement specialist team has been established to support with drafting requests.
It can review information and existing evidence and estimate the chances of success.
On the basis of the collected information, the four relevant organisations decide
whether to submit a request.

Our example Newborn Screening for Critical Congenital Heart Disease Using
Pulse Oximetry was proposed by the Federal Association of Children with Heart
Disease, a member organisation of the German Disability Council. The Association
had support from medical experts, such as the German Association of Paediatric
Cardiology. The G-BA patient involvement specialist team reviewed the information
and drafted the request according to G-BA conditions, and after internal discussion
and decision, the relevant patient organisations submitted the request to the G-BA.

25.3.2.2 Patient Participation During the HTA Process

Appointments of patient representatives by the relevant patient organisations to
G-BA committees are dependent on the experience and competence of the patient
representative as well as on a committee’s agenda.

Each appointment is topic related, depending on the individual’s knowledge and
experience. If a committee works on several issues simultaneously, several persons
will be appointed to cover all topics.

In addition to these topic-related representatives, the relevant patient organisa-
tions delegate permanent patient representatives with methodological or general
expertise. These persons have the additional task to ensure the continuity of the
representation of interests, coordinate and support the topic-related representatives
and act as a liaison until the G-BA takes a decision.

The number of patient representatives per committee ranges from 1 to 12.

In our example the relevant patient organisations appointed two topic-related patient
representatives from the Association of children with child disease into the G-BA. The
topic has been discussed in the responsible subcommittee ‘Methods Assessment’ and
its working group ‘Children’ where patient representatives from other patient organisa-
tions also permanently work on topics of early diagnosis of children.

Conflicts of interest Before an appointment, the patient representatives have to
fill out a questionnaire to disclose any potential personal conflicts of interest or
those of their organisation. If any conflict of interest is present, the relevant patient
organisations do not appoint the person to a committee.

Representatives who are appointed must also fill out a disclosure statement with
the G-BA of any conflicts of interest regarding the issue under discussion. This
disclosure statement can be viewed by all committee members (G-BA 2014).
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25.3.2.3 Patient Participation at the IQWiG

Consultation At the start of a commissioned benefit assessment, [QWiG grants addi-
tional participation opportunities that are not guaranteed by law. This is to allow patient
perspectives to be taken into consideration for the formulation of the research question
and further assessment. This participation takes the form of a consultation or a ques-
tionnaire with persons affected who can be patients or their relatives with individual
experience, as well as patient representatives with collective experience. The recruit-
ment takes place via the relevant patient organisations and their member organisations,
or the IQWiG can contact those persons directly IQWiG 2015b) IQWiG 2015a).

In the course of our example patient representatives from the Federal Association
of Children with Heart Disease, the parents’ initiative of children with heart disease
cologne and Herzkind have been consulted regarding the quantity of benefit (quality
of life), alternatives, possible negative consequences for parents and children, treat-
ment options as well as efficiency.

Conflicts of interest Each person involved at the IQWiG must also fill out a form
to disclose any potential conflict of interest. The IQWiG publishes whether a ques-
tion was answered with ‘yes’ or ‘no’ (IQWiG 2015a, 2015b).

Statements The law ensures the right of relevant patient organisations to submit
written statements at various stages of an HTA assessment in the IQWiG (Social
Code Book V. Section 139a 2015¢), e.g. after the publication of preliminary report
plans and preliminary reports. However, the IQWiG opens the hearing procedures
to the whole public including private persons.

Research The IQWiG has conducted research with two pilot studies in order to
provide evidence about patients’ preferences (Chap. 11). These approaches have not
yet become regular instruments of patient involvement in HTA under the responsi-
bility of the G-BA.

25.3.3 Measures to Support Patient Participation

Patient participation in the G-BA and IQWiG is mainly based on volunteer work by
patient representatives. Therefore, supportive measures are required to be able to
exercise rights effectively.

Statutory measures:

e Reimbursement of travel expenses, compensation for loss of earning up to a
maximum sum and lump sum as representation allowance (Social Code Book
V. Section 140f 2015d).

e The G-BA patient involvement specialist team is tasked with organisational and
content support (Social Code Book V. Section 140f 2015d): this includes meth-
odological and legal advice, help with consulting documents, organisation of
meetings and support with the nomination procedures for patient representa-
tives. Training is also provided by the G-BA Medical Consultancy Department.
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* Embedding patient participation and procedural rights in the G-BA by-laws
(Social Code Book V. Section 91 2015a).

e Barrier-free access to offices and rooms, consultation documents, website and
organisation of meeting assistance (Gesetz zur Gleichstellung behinderter
Menschen 2002) (G-BA 2008).

Additional measures:

* Transparent internal appointment and collaboration rules for the relevant patient
organisations and patient representatives.’

e Participation in events, also as speakers, facilitators or participants in
discussions.

* In2016 the G-BA patient involvement team established an online portal for com-
munication, joint work and education (G-BA 2016a).

25.4 Evaluation and Challenges

25.4.1 Issues in Evaluating Patient Participation

So far, no comprehensive scientific evaluation of patient involvement in the G-BA
and IQWiG has been conducted. Challenges for evaluation are the various forms
and actors of participation, as well as the political aspects influencing G-BA
decisions.

Requests for an HTA are published on the G-BA website as soon as a decision-
making process is initiated, so that after some time, even years, the impact could be
examined by comparing the intent of the request with the G-BA decision and further
implementation into healthcare.’

The circumstances surrounding how consultation rights are exercised by patient
representatives in the G-BA committees are more difficult. The workflow is a joint
consultation in the preparatory committees aimed at achieving a consensual recon-
ciliation of interests among the various healthcare stakeholders. Individual state-
ments expressed or submitted by the patient representatives in the meetings become
part of the discussion and can influence the votes of the other persons involved and
thus also decisions. But this influence can hardly be evaluated. The contributions of
the patient representatives might be recorded in the minutes, but the consultations
and the relevant documents of the non-public meetings are confidential.

SBy-laws of the patient representative coordination committee of 21 November 2012, not
published

%Requests and documented contributions by relevant patient organisations and patient representa-
tives can be found on the G-BA website (www.g-ba.de). The website of the G-BA patient involve-
ment specialist team (https.//patientenvertretung.g-ba.de) will also include all requests formally
submitted by the patient representatives, along with the consultation proceedings.
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No minutes are taken of consultations on patient-relevant endpoints that the
IQWiG conducts with persons affected (IQWiG 2015b).

What remains are pertinent quotes by the impartial chairs of the G-BA. On the
occasion of his retirement as the former chair of the G-BA in 2012, Rainer Hess
expressed: “The G-BA is unviable without the patient representatives’ (Gerst 2012).
And the current impartial chair, Josef Hecken, confirmed in an interview: ‘I con-
sider the involvement of the patient representatives in its current form to be excep-
tionally helpful because it brings the specific perspectives of the patient into the
discussion in a highly responsible manner’ (Gottfried and Kessen 2012).

25.4.2 Future Challenges

Patient participation in the G-BA including relevant patient organisations and
appointed patient representatives with different perspectives makes it possible, not
only to reflect the overall acceptance of HTA and decision-making from a citizen’s
point of view but also to include patient experience and to organise patient
advocacy.

The establishment of the patient involvement specialist team in the G-BA in
2008 has become a powerful support. However, significant tasks fall to the patient
organisations. These include, in particular, recruiting volunteer topic-related patient
representatives for the indications addressed in an HTA and appointing permanent
patient representatives.

So far, the state has shied away from providing large subsidies for patient organ-
isations out of a concern of intervening in the traditional balance of interests between
health insurance funds and care providers. However, a statement in a ruling by the
Federal Constitutional Court on 10 November 2015 has attracted much attention.
The court stated that it cannot be ruled out that the constitutional legitimacy of the
G-BA as self-governing committee might be missing, if it regulates with high inten-
sity the affairs of others who are not permitted to contribute to the process
(Bundesverfassungsgericht 2015). This has been commented on in the jurispruden-
tial literature: ‘Better consideration of the interests and rights of insured persons,
patients, and third parties affected belongs at the top of the political agenda, [...]°
(Gassner 2016).

Over the past years, lawmakers have assigned more and more decision-making
power to the G-BA. Its decisions have a huge impact on healthcare, and they are being
closely observed by the Federal Ministry of Health, politics, courts and the public.

Decisions of the G-BA have a good level of transparency. They are published on
G-BA’s homepage including rationales and documentations of the HTA process.
But more and more, the acceptance of decisions will also depend on the ability and
commitment of the G-BA to describe how patient perspectives have been deter-
mined, involved and considered.
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Chapter 26
Italy

Alessandra Lo Scalzo

26.1 Introduction

In the field of medical devices, HTA activities in Italy are conducted by the National
Agency for Regional Health Services (AGENAS), while pharmaceuticals are
assessed by the Italian Medicine Agency (AIFA). Italy has a regionally organised
national health service, and regions are responsible for organising and delivering
healthcare, while, at the national level, the Ministry of Health (MoH)—supported
by specialised agencies—sets the fundamental principles and decides the core ben-
efit package, allocating national funds to regions (Ferré et al. 2014). This chapter
focuses on AGENAS activities undertaken over the past 10 years to involve patients
in HTA and promote this approach across regions, including primary and secondary
research and education and training of patient organisations to build capacity. It
highlights the critical role played by international HTA bodies, a supportive national
policy context in driving patient involvement in HTA and the importance of activi-
ties that address concerns about patient involvement among HTA professionals.

26.2 Policy Context, Barriers and Drivers to Involving Patients

The National Health Plan' 2006-2008 explicitly highlighted for the first time that
HTA was an important tool for healthcare decisions. Up to that point, very few
regions had used HTA in their healthcare decision-making processes, and those that

!'This is the main instrument for healthcare planning at a national level. It is drafted by the MoH
following consultations with the regions, and it is approved by the government in agreement with
the State-Regions Conference.
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had used a variety of approaches. As a result, in 2007, the Standing Conference
between state, regions and autonomous provinces? gave AGENAS the remit of sup-
porting regions to develop HTA activities.

AGENAS started developing a series of initiatives such as networking with sci-
entific societies, both on an international and national level (HTAi and the Italian
Society for HTA (SiHTA)), participating in EUnetHTA and producing HTA reports
on request by the general directorate of medical devices. In 2010-2011, AGENAS
formed the Italian Network for HTA with Italian regions (RiHTA) to provide HTA
methodologies, create networking and training events and implement a model of
collaboration with regions based on the joint production of HTA reports.

During this period (2007-2013), AGENAS, while establishing its role in HTA
and with regions, also attempted to improve patient involvement in HTA. It assessed
patients’ views by using primary and secondary qualitative research and supported
an educational programme in HTA for citizen and patient organisations to overcome
barriers and identify drivers to help them take part in HTA.

With the latest Pact for Health 2014-2016 (agreement between the national gov-
ernment and regional governments), that informed the Law 190/2014, Italy estab-
lished HTA for medical devices at the national level. According to the law, AGENAS
is responsible for coordinating the new HTA national programme for medical
devices. A committee—the Cabina di Regia (CR) composed of representatives from
the MoH, regions, AGENAS and AIFA—has been established to set the strategic
priorities of HTA activities at national, regional and local level. This later policy
development seemed to give more attention to the principles of stakeholder involve-
ment in HTA, as new regulations also provided for the establishment of the
Innovation Working Group IWG) (Tavolo sull’Innovazione) with an advisory role
for the CR composed of HTA stakeholders: representatives of citizens’ associations,
clinicians, universities and industries. This intention was partly reflected in
AGENAS HTA activities, which could undertake additional work to support patient
involvement in HTA and resulted in the publication of the handbook of AGENAS
HTA procedures and piloting of the HTAi Patient Group Submission Template.

26.3 From Analysis of Patients’ Views to Participation
of Patient Associations

26.3.1 Evaluating Patient Issues with Primary and Secondary
Qualitative Research

In its earliest HTA reports, the AGENAS rationale for including patients’ views was
mainly scientific. Some researchers stressed the importance of this type of analysis
since it provided an irreplaceable view and brought diverse evidence to the

2This body was established as a permanent interface for consultation and communication between
the state and the regions in the domains of public policy where their mandates overlap.
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assessment. At the outset, this evidence was collected by reviewing existing literature
on patients’ views or undertaking primary research. However, the introduction of this
kind of evidence in HTA reports was not accepted by all those involved in HTA.

A key barrier was the widespread lack of confidence in patient-based evidence
and qualitative research in a field where the predominant epistemological paradigm
is the one from biomedical sciences. A key driver to overcome this barrier was the
link AGENAS built with the HTAI Interest Group and EUnetHTA, since the HTA
Core Model® dedicated an entire domain to social impact and patients’ views (see
Chap. 2410.1007/978-981-10-4068-9_6). The fact that those influential organisa-
tions gave attention to patients’ experiences in HTA and set a methodological point
of reference for patient aspects analysis provided more credibility in conducting this
type of research.

In individual HTAs, when relevant, AGENAS has dedicated a chapter to patients’
aspects that includes a literature review of studies on patient acceptability/views or
primary data collected using traditional non-participatory social research tech-
niques. This was the case of two HTA reports, the first one being produced entirely
by AGENAS (2008), while the second one was produced together with several
regions (Lo Scalzo et al. 2012).

For the first report on wireless capsule endoscopy (WCE), no studies were
retrieved on patients’ views; therefore, we collected primary data on preferences for
WCE compared with other technologies via a questionnaire. This was administered
to a sample of 127 patients from five Italian centres providing WCE.? The second
report was about new devices for young diabetics (Lo Scalzo et al. 2012). In this
case, we found a good amount of qualitative and quantitative literature on patients’
views. We reviewed this literature and the results were reported in a specific chapter
on patients’ aspects within the report.

At this time, there was no patient participation in the HTA topic proposal phase,
nor was any direct input allowed in any other phase with the exception of the final
one, when the final draft HTA report underwent public consultation on the MoH’s
website. However, that kind of involvement relied too much on the patient organisa-
tions’ being proactive, which cannot be taken for granted as they may not be aware
of the consultation.

26.3.2 Building Capacity: HTA Education Programmes

Initially, a barrier to thorough patient participation in the HTA process was an
absence of any previous experience of the AGENAS HTA unit in interacting with
patients’ and citizens’ associations. In addition, a certain lack of confidence might
have been due to a perception that patient and citizen organisations are potentially
influenced by hidden interests and hard to deal with due to their challenging

3See Chap. 6.2 in an assessment of patients’ acceptability of the WCE procedure in AGENAS
2008.
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advocacy standpoint. HTA is also very technical and patients can be perceived as
too emotional when making their point. Additionally, there were concerns about
how much time and resources would be spent managing patient organisations’
input. This initially discouraged involvement activities.

To overcome these barriers, AGENAS built on the growing culture of partici-
pation among Italian citizens’ and patients’ associations. These associations
proposed that the main public institutions involved in HTA should organise an
HTA educational programme for lay people. A turning point for patient organ-
isation involvement in HTA was reached in 2013 when the first summer school
for civic leaders in HTA was proposed by relevant citizens’ organisation,
Cittadinanzattiva (Active Citizenship). The educational programme they pro-
posed was sponsored by AGENAS, SiHTA and the Italian Federation of
Healthcare and Hospital Trusts (FIASO), which since then have been active
within the scientific coordination committee of the school. The summer school
is now in its fourth edition.

Run by senior HTA staff and international experts, the summer school format
provides two residential training modules for a total of 6 days of lessons. Each mod-
ule is separated by a 1-month break during which participants work on different
homework projects. For example, in the first editions, they were asked to compile
patient input using the Checklist for the Content of Patient Evidence from the guide
Understanding Health Technology Assessment (Health Equity Europe 2008).
Initially, participants came from national and/or local patient associations and
Cittadinanzattiva’s regional and national sections. In the subsequent summer
schools, the students included public institution participants who were active in
HTA at the local level with the objective of facilitating mutual knowledge among
patient/citizen organisations and public institutions.

In the 2016 edition, the school promoted patient involvement approaches
across regions. Indeed, a recent national survey has shown that stakeholder
involvement is declared to be performed by five regions and just three regions out
of 21 state that they also involve patient associations (Cerbo et al. in press). For
this reason, the school focused on participants from three northern regions and
autonomous provinces, and classes were organised and hosted in this area, rather
than Rome.

The school is important as it allows citizen and patient groups and the main
institutional HTA stakeholders to meet each other and overcome many of their
concerns about each other. Moreover, participants learn HTA objectives, lan-
guage, methodology and how to provide patient input to HTA. Cittadinanzattiva,
together with school’s participants, wrote, for example, guidelines on how to be
involved in HTA (Terzi 2014) and recommendations on the best criteria to choose
associations to be involved in HTAs (Cittadinanzattiva 2015). From the AGENAS
perspective, this was a unique opportunity to build knowledge of patient associa-
tions, with Cittadinanzattiva acting as an umbrella association, gatekeeper and
interlocutor.
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26.3.3 The AGENAS HTA Procedures Handbook
and the HTAi Template

A changing policy context in 2014, new legislation requiring AGENAS to coordi-
nate the HTA national programme for medical devices and encouragement of stake-
holder involvement (see IWG) have probably acted as a further driver and given
more legitimacy to the principles and procedures of patient involvement in HTA. In
fact, in regard to the overall HTA process, since 2015, any member of the public has
been able to propose technologies for assessment via the AGENAS website, while
in the beginning (2008), this was only possible for the emerging technologies and
horizon scanning programme.

In 2014 AGENAS published its HTA procedures handbook (AGENAS 2014). It
describes the important phases of including patients’ views from published research
and systematically obtaining input from patient associations, and a procedure is
proposed to involve patient associations in HTA when relevant.

Nonetheless, the handbook’s procedure is provisional and needs to be revised in
light of the results of the pilot AGENAS which was developing at the time of its
publication. The pilot aimed to test a new tool for patient association involvement,
the HTAi Patient Group Submission Template for HTA, in a report on dialysis
modalities (Gillespie et al. 2015). We provided the template to the patient associa-
tions appointed by the umbrella organisation, Cittadinanzattiva and its Tribunale per
I Diritti del Malato (TDM), so they could collect input. AGENAS relied on a pre-
existing collaboration agreement with Cittadinanzattiva (stipulated after a public
call) for the implementation of the Pact for Health 2014-2016. Cittadinanzattiva
and TDM staff were ideal interlocutors, since as promoters of the summer school
for civic leaders in HTA, they were well trained in HTA.

The HTAI template was translated by AGENAS into Italian and adapted to the
HTA report’s specific information needs: to understand patients’ experiences with
different dialysis modalities and any delivery problems at regional level. Some
questions were thus reformulated, others were cut and two different versions of the
template were used. One was tailored to patient organisations’ representatives and
the other to individual patients selected with a purposive sampling procedure which
relied on the active participation of the patients’ representatives involved.

TDM was asked to find representatives from patient organisations who could
work with AGENAS to identify other relevant dialysed patient organisations to be
involved. AGENAS worked with the vice president of the national forum of the
nephropathic—transplanted people and identified a list of four associations from the
forum on the basis of their geographical location and the typology of patients repre-
sented (e.g. representative of each dialysis modalities under assessment).

Each patient organisation’s representative had to complete the first template and
administer the second one to, at least, one patient for each five dialysis modalities.
AGENAS staff supported them so that they, in turn, could provide support to patients
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completing the templates. They collected and returned all completed templates to
AGENAS. Researchers performed a thematic analysis of all the answers received,
and the synthesised input was introduced in the report as a paragraph within the
chapter on Patients Aspects. The patients’ experiences almost corresponded to the
ones found in the systematic review of the qualitative literatures. However, the tem-
plates from patient organisations’ representatives revealed an important problem of
equity in access to different dialysis modalities across regions, which was high-
lighted in the final HTA report recommendations.

One of the template’s limitations was related to the auto-administration. In
some cases, it is probable that a lack of familiarity with communicating one’s
views and experiences in writing affected the informative power of the survey.
Moreover, this pilot demonstrated the need for a more inclusive involvement pro-
cedure, as it was revealed that some important national patient associations were
excluded from the initial work. They were later invited to review the document
after making complaints.

26.4 Conclusion

Over the past decade, AGENAS undertook a series of activities to progress patient
involvement in HTA and identified barriers, challenges and drivers. Ultimately, the
success of its patient involvement activities depended on the policy context, which
gave it a mandate to support patient participation.

AGENAS’ first step was to introduce patients’ views analysis in HTA reports via
primary and secondary qualitative research. The issue of epistemological distrust
towards this kind of research was in part addressed by the remit AGENAS gained
from the State and Regions Conference about HTA and the resulting commitment to
EUnetHTA and HTAi which established a methodological foundation.

Perceptions of patient associations were a barrier to participation in the HTA
process. The proactive role of patient and citizen associations in proposing and
organising the summer school for civic leaders helped to overcome this. Moreover,
AGENAS also adopted procedures to manage any involved stakeholders’ conflict of
interests.

The recently published AGENAS handbook on HTA procedures provides prin-
ciples, methods and procedures for patients’ views analysis and patient association
involvement. It can be seen as the organisation’s commitment towards patients’
active participation in HTA. This was in part facilitated by the latest policy context
developments which provide a future major role for AGENAS in HTA and the new
HTA national programme.

Future developments will be related to the use of the template to engage patient
associations and the promotion of patient involvement models at a regional level,
including via the summer school for civic leaders. Nonetheless, the success of any
future public involvement in HTA relies on a national policy context that facilitates
this by explicitly stating the need of patient involvement. A useful first step is the
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presence of a citizen association in the IWG. A similar explicit commitment at
European level (e.g. by EUnetHTA and the HTA Core Model) is important since
international organisations have an authoritative role in setting the best principles
and practices of HTA and can drive national best practices.

As transparency and inclusiveness increasingly become leading principles of any
public policy at European and national level, and patient organisations grow and
push for opportunities to participate in processes, health organisations at national
and regional level will continue the journey towards patient involvement in HTA.
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Chapter 27
Scotland

Ann N.V. Single, Karen Macpherson, Naomi Fearns, Jennifer Dickson,
and Karen M. Facey

27.1 Introduction

Patient involvement has been a feature of Health Technology Assessment (HTA) in
Scotland since a national body to assess the clinical and cost-effectiveness of health
technologies was established in 2000. The impetus for involving patients in HTA
may be linked to the Scottish Parliament’s principle of encouraging public partici-
pation in decision-making (The Scottish Parliament 1999) and a UK-wide push for
greater transparency and patient involvement in healthcare following an inquiry into
a serious failure in health services (Bristol Royal Infirmary Inquiry 2001). As a
result, Scotland followed the wider Danish model for HTA (Chap. 22) that evalu-
ated organisational and patient issues, alongside clinical and cost-effectiveness.
HTA is now undertaken for the National Health Service in Scotland (NHSScotland)
by two bodies within Healthcare Improvement Scotland (HIS).! The Scottish
Medicines Consortium (SMC) appraises medicines, and the Scottish Health
Technologies Group (SHTG) appraises all other health technologies (non-medicine
technologies). This chapter provides an overview of the development of patient
involvement in HTA in Scotland, contrasting approaches for rapid and full HTA of
medicine and non-medicine technologies. It highlights the potential value of patient
group submissions, patient involvement advisory groups and Public Partners and

!'Scotland’s national organisation for improving healthcare
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includes a case study from a full HTA demonstrating the impact of qualitative
research on patient issues. The chapter concludes with reflections on outstanding
challenges and future plans.

27.2 Policy Context

A culture of involvement in NHSScotland has been strengthened over the past
15 years with a range of policy initiatives. In 2001, a national strategy called for
individuals, groups and communities to be involved in improving the quality of
healthcare, influencing priorities and planning services (Scottish Executive 2001).
In 2005, the Scottish Health Council was established to promote patient focus and
public involvement in the NHS. This was followed by a quality strategy (The
Scottish Government 2010) and Patient Rights Act (The Scottish Parliament 2011)
that place a responsibility on the NHS to encourage, monitor, take action and share
learning from the views they receive and gives people a legal right to give feedback,
make comments, raise concerns or make complaints about NHS services.

27.3 Full HTAs: All Health Technologies

Initially, HTA in Scotland was undertaken by the Health Technology Board for
Scotland (HTBS). HTBS developed processes that encouraged patient participation
throughout HTA to ensure that ‘issues that matter to patients may be understood and
used to inform assessments’ (HTBS 2002). Its approach to patient involvement was
of continuous learning and included:

* Finding ways to enable patient groups to take part according to their ability (e.g.
see approaches in Slattery et al. 2003)

e Establishing a patient involvement advisory group with representatives from
umbrella patient groups, academics and local health groups

* Informing relevant patient groups about participation in HTA

» Inviting submissions about patient experiences of the technology or its compara-
tor, views on its advantages/disadvantages and issues particular to Scotland such
as access, travel and variations in cost (HTBS 2002)

* Including a representative from at least one relevant patient group in the expert
group guiding the HTA from scoping the research questions to appraising and
communicating the evidence

e Commissioning literature reviews and primary research to identify patient needs,
preferences and/or experiences (e.g. Bradbury et al. 2002)

* Developing a plain language guide for each HTA with relevant patient groups.

This involvement resulted in changes to HTA scopes and research questions. For
example, when assessing the organisation of diabetic retinopathy screening, patient
involvement highlighted barriers to attendance and refocused the main HTA
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question to a key patient issue, the need for potentially inconvenient and uncomfort-
able eye drops in the screening (Facey et al. 2002).

27.4 Patient Participation in Rapid HTAs of Medicine

27.4.1 Establishment

In 2001, SMC was established within HTBS to conduct HTAs of medicines within
12 weeks. The rapid timeframe was insufficient to include primary or secondary
patient issues research, so SMC sought to develop a process that would adequately
resource ‘active, well-informed patient involvement” (SMC 2002).

Initially, two Public Partners? were appointed to SMC, one from an umbrella
patient group and the other from a health board patient advisory panel. In August
2002, they joined HTBS staff, the SMC deputy chair and a pharmaceutical company
representative to form the Patient and Public Involvement Group (PAPIG). Its aim
was to develop processes for SMC which provided an opportunity for every patient
group to present their views (SMC 2002). Similar to the way in which manufactur-
ers could submit evidence, a structured template was developed to help patient
groups present information about patients’ experiences of living with the condition
or using the comparator or new medicine. These submissions were given to SMC
members and summarised by Public Partners at the SMC meeting. To attract sub-
missions PAPIG undertook promotional activities and established an email alert
system to advise relevant patient groups about forthcoming assessments.

Working with the pharmaceutical industry, PAPIG developed a template that a
submitting company could complete to provide submitting patient groups with
information about the medicine in plain language. Although the Association of the
British Pharmaceutical Industry (ABPI) agreed that this would not breach the indus-
try code of practice regarding promoting medicines to the public, some companies
remained concerned about their use. As a result, the template was not completed by
many companies.

27.4.2 Early Development

After 2 years of operation, SMC had received only 11 patient group submissions,
which were of varying quality. Although exemplar submissions were published, it
was not until 2013 that SMC included a summary of patient group submissions in
its published guidance. The submissions remain confidential, but patient groups are
encouraged to publish them on their own websites.

2In February 2004 a third Public Partner was added to ensure that at least one Public Partner, and
usually two, attended each SMC meeting given that Public Partners often have other responsibili-
ties. For information about Public Partners, see Sect. 6.3.3.
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The patient group submission form evolved as feedback was received from
patient groups and as Public Partners identified the information that had most influ-
ence on the SMC’s deliberations. Due to ongoing concerns about potential bias, a
declaration of interest section, including details of income from pharmaceutical
companies, was added. Increased awareness saw patient group submissions steadily
increase to 35 in 2006. However, many patient groups remained unaware of SMC
and its processes, and there was no support for those who wanted to make submis-
sions (SMC 2008). So, SMC employed an individual from an umbrella patient
organisation to help patient groups complete submissions and offer feedback.

27.4.3 Recent Developments

In 2013, three patient groups submitted petitions to the Scottish Parliament stating
that SMC prevented patient access to medicines for rare conditions. National multi-
stakeholder reviews were instigated that led to changes in SMC processes. These
included holding SMC meetings in public from May 2014 and employing new staff
to provide strategic leadership for SMC patient participation activities.

A further review in 2014, with feedback from 54 patient groups, highlighted that
patient groups often found their relationship with SMC to be one-sided. SMC relied
on them for information, but they found it difficult to get information, support or
feedback from SMC. In response SMC agreed an action plan including the develop-
ment of a Public Involvement Network (PIN) and formalised relationships with
submitting patient groups through a registration process to become SMC Patient
Group Partners (SMC 2016a). SMC undertook to provide regular training days and
publish materials on its website to explain how to create balanced submissions. It
contacted relevant patient groups to encourage them to make submission and offered
them one-to-one support. To reduce duplication of effort, SMC developed a system
to capture core information about each patient group when they registered as a
Patient Group Partner. The patient group submission form was substantially simpli-
fied, and a simple method guide was created by adapting the HTAi guidance for
patient groups on completing a submission template (Chap. 6).

In 2014, SMC saw a 32% increase in patient group submissions and a further
35% increase, to 96 submissions, in 2015.

Since August 2014, pharmaceutical companies have been able to request a
Patient and Clinician Engagement (PACE) meeting when orphan or end-of-life
medicines are given a New Drugs Committee (assessment) decision of not recom-
mended for use. The PACE meeting seeks to elicit information about the value of
the medicine that may not be apparent in the clinical and economic evidence by
encouraging dialogue among patient/carer® representatives and clinicians with HTA
staff. A consensus statement is developed using a standard template (SMC 2016b),
a summary of which is read at the outset of the SMC (appraisal) deliberations.

3Called caregivers in other chapters in this book
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A PIN advisory group was established in 2015, including Public Partners, four
Patient Group Partners, an SMC committee member and a local health board repre-
sentative. In its first year, the advisory group gained a reputation for making bal-
anced and implementable recommendations for strengthening patient/carer input
and relationships. As a result of the group’s work, SMC decisions are shared in
confidence with relevant patient groups 5 days in advance of public release to allow
them to prepare media responses and plan services such as briefing helpline staff.
Educational videos have been made, presentations of patient group submissions for
PACE medicines have been adapted and a mentoring process for PACE has been
established. Additionally, a new form to enable the pharmaceutical industry to pro-
vide a short overview of key facts about their product to share with patient groups
has been codeveloped by patient groups, industry and SMC staff (SMC 2016c¢).

27.5 Patient Involvement in HTAs for Non-medicine
Technologies

27.5.1 Processes

Non-medicine technologies pose challenges for patient involvement. As they can be
used for therapeutic or nontherapeutic purposes, patients may not know what tech-
nology has been used (e.g. in a surgical procedure). They can cover a wide range of
interventions and delivery mechanisms (e.g. medical equipment used in hospitals,
diagnostic tests, surgical implants, psychological therapies, educational pro-
grammes). In addition, a single technology can be used for a wide range of medical
conditions (e.g. magnetic resonance imaging) meaning that there may not be an
obvious patient group to engage with. Despite these issues, it would seem essential
to assess patients’ views on non-medicine technologies, particularly when the
patient is the user of the technology (e.g. self-monitoring systems, home devices).

SHTG was established in 2007 to assess non-medicine health technologies. For
a few topics, full HTAs are produced, and the timescales and resources available for
these offer the opportunity for an in-depth consideration of patients’ needs, prefer-
ences and experiences. However, in most cases rapid HTAs are undertaken with a
systematic review of secondary research on clinical and cost-effectiveness, so
achieving effective patient involvement in this process is more challenging.

Patients and patient groups can suggest HTA topics, but to date no proposals
have been received. This may be due to the complexity of creating a topic proposal
even with the help offered. In the future, SHTG plans to make periodic direct topic
calls to targeted patient organisations.

For rapid HTAs, relevant patient groups are asked to provide comments via the
peer review process. This approach is not ideal as the questions are not specific to
patient groups. However, review of confidential peer review comments has shown
that patient groups have contributed important comments about the organisation of
services—explaining how Scottish services differ from those described in the
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literature and highlighting issues of equity and access. They have also pointed to
patient experience surveys and health service audits. For example, patient group
comments revealed a major difference in the provision of prostate surgery (open vs.
laparoscopic) across Scotland that was highlighted in the Evidence Note (HTA
report) conclusions (Healthcare Improvement Scotland 2013).

When patient groups cannot identify patients with experience of using the tech-
nology, they can present views of those living with the condition and current man-
agement processes. However, even with advance notice of deadlines, rapid review
timelines can make it difficult for patient groups to obtain input from their mem-
bers. Given the shortcomings of this approach, SHTG is planning to pilot a patient
group submission form based on the HTAi (Chap. 6) and SMC templates.

SHTG has four Public Partners who are full members of SHTG. The number was
increased recently from three to four to enable greater engagement of the Public
Partners in topic selection and evidence assessment. Work is underway to explore
whether Public Partners can present or lead a discussion of patient groups’ views at
meetings. Since July 2016, SHTG has held its meetings in public and invited rele-
vant patient groups to observe. It is hoped that this will raise awareness and increase
contributions to the SHTG process.

Given the challenges of gaining input from patients for non-medicine technolo-
gies, the timelines for certain topics may be increased to allow for qualitative syn-
thesis to be incorporated.

27.5.2 Case Study of Patient Involvement in a Full HTA

A full HTA on antimicrobial wound dressings for chronic wounds used the HTBS
model of patient involvement, with Public Partner participation in an expert advisory
group and secondary and primary qualitative research (HIS 2015a). The aim and sub-
questions that guided the patient issues section of the HTA are presented in Box 27.1.

Box 27.1 Research Plan for Patient Issues Section
Aim

To explore and describe patients’ experiences of chronic wounds and
wound dressings (including antimicrobial wound dressings)

Sub-question

—_—

What is the burden of a wound on the daily lives of patients?

2. What are patients’ current experiences of wound dressings?

3. What would patients like to see in the future with regard to the use of anti-
microbial wound dressings?

4. What information on dressings is being communicated and shared by

healthcare professionals with patients and their family/carers?

What are the views of patients and their carers on these dressings?

6. What factors affect access to antimicrobial wound dressings?

n


http://dx.doi.org/10.1007/978-981-10-4068-9_6

27  Scotland 327

27.5.2.1 Methods

As an initial literature search using the Nederlands Huisartsen Genootschap filter
for identifying patient issues for guideline development (Hielkema and Wessels
2014) did not identify much qualitative research, a specific search filter for qualita-
tive material was developed in-house. Reference list searching and contact with
authors identified more relevant studies than database searching.

No qualitative studies on antimicrobial wound dressings were identified, so the
scope was broadened to studies of patients’ experiences with chronic wounds and
wound dressings for the qualitative synthesis. Primary research with people in
Scotland who had experience of antimicrobial wound dressings was carried out.
Analysis used the framework approach (Ritchie and Lewis 2009), which is recom-
mended where data may be ‘thin’ (lacking in rich detail) and theory development
may be limited. It provided a detailed and rigorous method of charting and sum-
marising data and an audit trail leading directly back to the data supporting any
findings. Data analysis was carried out in QSR NVivol0®. Box 27.2 outlines the
process used in the qualitative evidence synthesis.

Box 27.2 Steps in the Framework Qualitative Evidence Synthesis

1. Familiarisation

Two researchers read all included studies with reference to the synthesis aims.
2. Identification of a thematic framework

One researcher examined all themes/findings from papers and developed an
initial thematic framework. A second researcher independently reviewed the
framework. Agreement was reached on amendments.

3. Indexing

One researcher systematically coded papers. The second researcher coded a
subset of six high-quality papers. Results were contrasted and the framework
further refined.

4. Charting

A matrix of findings for each theme by study was created by one researcher.
The second researcher repeated the process for a subset of six studies and the
results were contrasted. The subthemes were refined and differences in find-
ings by wound type, study locations, etc. were examined.

5. Mapping and interpretation

Findings were refined and illustrative charts developed. The synthesis find-
ings were incorporated into the HTA recommendations.
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Box 27.3 Main Findings from the Patient Issues Section

The impact of chronic wounds on people’s lives is considerable. The persis-

tence, recurrence and symptoms of a chronic wound can have severe physical,

psychological and social consequences.

e There is often a ‘trial and error’ approach to dressing selection, and this
process can continue until the wound begins to heal. People may then
credit a particular dressing type with healing their wound.

* Wound healing was usually the most important outcome to patients, but
control of symptoms (in particular pain, odour and exudate) and prevention
of infection and wound deterioration were also important outcomes. People
often report wanting to ‘try anything’ to achieve these outcomes.

* The primary research revealed a positive view of antimicrobial wound dress-
ings. People felt that they helped (or were helping) to heal their wound(s) and/
or they helped with wound symptoms. One size did not fit all—an antimicro-
bial wound dressing that worked for one person may not work for another.

 Patients report that the extent and impact of pain from chronic wounds can
be considerable. Reports of pain are not always acknowledged by healthcare
professionals, and it seemed that pain frequently remains uncontrolled.

* People value care that they feel is personal and from healthcare profession-
als who they trust and who are persistent with treating their wounds even
when wound healing is slow.

* The primary research indicated inconsistent access to antimicrobial wound
dressings across healthcare settings. This led to frustration and inconve-
nience. This inconsistency is a likely influence on people who believed that
the best treatments may be withheld from them because of costs.

27.5.2.2 Main Findings

The patient issues section provided rich information and findings about the experi-
ences of patients with chronic wounds (Box 27.3).

27.5.2.3 HTA Recommendations

This work helped in the interpretation of all sections of the HTA. Incorporating
patient views also provided triangulation, for example, patients’ experiences and
healthcare professionals’ views highlighted the need for additional staff training
around wound dressings and care for people with chronic wounds. It also directly
informed recommendations 3 and 6 of the HTA (Box 27.4).

Box 27.4 HTA Recommendations Relating to Patient Issues

3: When selecting a dressing for people with chronic wounds alongside holis-
tic clinical assessment, consider the factors of importance to the patient such
as odour, pain/discomfort, leakage and mobility as well as healing.

6: A national patient leaflet should be developed, which can be used as an aid
to support shared decision-making between patients with chronic wounds and
healthcare professionals.
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By investing in full and meaningful patient issues research, the HTA was able to
produce valuable guidance for NHSScotland despite high levels of uncertainty in
the clinical and cost-effectiveness sections.

27.5.2.4 Communication of HTA Results

Using guidance from the DECIDE project (DECIDE 2015, Fearns et al. 2016), a
patient guide to the HTA (HIS 2015b) was developed in partnership with the HIS
Public Partners.

27.6 Discussion

In SMC, patient involvement was conceived as an ongoing journey without a clear
final destination. It had to be able to respond to opportunities as the policy environ-
ment, technology and people’s attitudes changed (Nganasurian 2006). The hope
was that involving patients would improve health services, increase acceptability of
SMC decisions and reduce complaints about access to new medicines. Indeed,
patient groups have shown that they can present clear examples and summaries
about the impact of a condition and burden of treatments. This has provided useful
context for SMC and helps committee members appraise the real value of a new
treatment.

Some patient groups have expressed a desire to participate directly in SMC meet-
ings to answer questions and clarify points of uncertainty. Some may also wish to
present their own submissions rather than have them presented by Public Partners.
However, it needs to be recognised that well-trained, experienced Public Partners
can collate multiple submissions and draw committee’s attention to those points
most likely to influence decision-making. There is concern among some that per-
suasive presentations by stakeholders at SMC meetings might unduly influence the
committee and impede members’ abilities to make decisions based on the totality of
the evidence, including the more complex clinical and cost-effectiveness analyses.
Furthermore, there would be concerns about how to select a patient expert when
several patient groups have an interest.

The scope of patient participation in SHTG has been much more limited.
Although the challenges associated with identifying relevant patients for non-
medicine technologies are clear, it is likely that the main explanation is the absence
of dedicated patient involvement resources. SMC’s high media profile and public
petitions have led to an increase in resourcing specifically for patient involvement.

However, patient involvement has had an impact on SHTG HTAs. Patient group
peer review comments on draft reports have contributed valuable information about
organisational issues and unpublished surveys and audits. Furthermore, SHTG’s
wound dressing case study points to the value of qualitative research. In HTAs
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where there is uncertainty around clinical and cost-effectiveness and/or in contro-
versial or ethically uncertain areas, such research is especially likely to provide rich
evidence and inform recommendations. Such analysis is resource intensive and
requires investment in specific skills and/or collaboration with academia.
Furthermore, research is needed to determine how best to incorporate qualitative
patient evidence synthesis methods so that they can be used in the timeline of rapid
HTA processes, which constitute the bulk of HTAs that are now undertaken by
SHTG.
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Chapter 28
Sweden

Sophie Werko and Christin Andersson

28.1 Introduction

This chapter presents patient involvement in HTA in Sweden. It details patient par-
ticipation and patient-based evidence activities at the Swedish Agency for HTA and
Assessment of Social Services (SBU) and the Swedish Dental and Pharmaceutical
Benefits Agency (TLV). The chapter is written from the experience of the authors,
who have worked with patient involvement at the respective agencies, and covers a
number of different initiatives in this area, from the past, as well as current ones.
SBU’s experience shows how patients can be involved in a variety of ways through-
out an HTA from being consulted with to being part of an advisory group or a
reviewer for the HTA. TLV notes the challenges with involving patients in confiden-
tial medicine’s reimbursement assessments, but shows how patients can be involved
in development and broader ranging issues about medicines’ policies. Both HTA
bodies reflect on the importance of developing processes with patients and the need
to evaluate impact.
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28.2 The Swedish Agency for Health Technology Assessment
and Assessment of Social Services (SBU)

SBU is an independent national authority, tasked by the government with assessing
healthcare interventions from a broad perspective, covering medical, economic,
ethical and social aspects. Founded in 1987, it is one of the oldest HTA organisa-
tions in the world. Since July 2015, SBU has also been commissioned to assess
interventions within the social services. SBU uses a range of mechanisms to involve
patients in its HTA processes.

28.2.1 Patient Participation

Throughout SBU’s history, individual patients and/or patient organisations have
participated in different ways throughout the HTA process (SBU 2016a, pp. 42-43).

28.2.1.1 Patient Reference Group

Patient reference groups have shown themselves to be effective when SBU has mul-
tiple projects in the same area. One example is the series of five assessments SBU
produced in the field of psychiatry between 2009 and 2013 (e.g. SBU 2012, 2013a,
2013Db). In the early stages of these projects, a reference group was formed, consist-
ing of two representatives from seven organisations of patients and/or their
families.'

This group met four times throughout the project’s life, with the project manag-
ers of the five SBU projects. The meetings were scheduled at the start, middle and
end of the project, to coincide with important decision-making steps in the assess-
ment process. Although the project status was briefly presented at each of the meet-
ings, the main role of the SBU staff was to listen to and record the views of the
reference group. At the first meeting, the patient representatives were asked to
review the project protocols to ensure that the analyses would focus on outcomes
that were relevant to patients and that issues important to patients had not been
overlooked. Subsequent meetings focused on exploring patients’ experiences, and
the patient representatives were encouraged to provide feedback on preliminary
results and formulating conclusions. They also discussed dissemination of findings
and used the final meeting to evaluate the processes used with the reference group.

'Swedish Autism and Asperger Association, Swedish Depressive and Manic Depressive
Association, Swedish National Partnership for Mental Health (NSPH), Swedish National
Association Attention, Swedish Association for Social and Mental Health (RSMH), Swedish
Association for Schizophrenia and Allied Disorders, Swedish Association for Obsessive
Compulsive Disorder-Ananke.
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28.2.1.2 Consultative Meetings

Some assessment projects have held consultative meetings with different stakehold-
ers including patient organisations. For example, as part of a project on dietary
treatment of obesity (SBU 2013c), the Swedish Association for Overweight People
was invited to take part in a consultative meeting. They provided comments on the
project protocol and the draft findings.

Sometimes, it is difficult to obtain a clear patient perspective, for instance, when
the HTA concerns a field where there is no clear patient or user, e.g. prevention
programmes offered to large populations where not all are at risk. One solution
involves identifying alternative representatives. For example, the SBU project
Methods to Prevent Mental 1ll-Health in Children (SBU 2010a) sought comments
on contents of the ethics chapter. SBU held a consultative meeting, and a group
representing the users (students) was invited, but declined to participate. So, repre-
sentatives from interested parties that were not represented at the external review
were included, e.g. BRIS (Children’s Rights in Society) and the Ombudsman for
Children.

28.2.1.3 Multi-stakeholder Reference Groups

Sometimes, patient representatives participate in reference groups with representa-
tives from other stakeholder groups. In a project considering patients’ experiences
and perceptions of professional care and support for self-harm (SBU 2015), the
reference group included a representative from the Self Harm and Eating Disorder
Organisation (SHEDO) as well as representatives from the three regional nodes of
competence in the National Self-Injury Project initiated by the Swedish Association
of Local Authorities and Regions (SALAR). This group helped formulate the right
questions according to the PICO (Sect. 1.3.2) and SPICE? (Sect. 15.4) formats and
provided feedback regarding the result findings and conclusions. The patient repre-
sentative also helped in the dissemination of report findings and participated in
media coverage and featured later in a film presenting the report results (SBU 2015).

28.2.14 Project Member

In the project on Schizophrenia—Pharmacological Treatments, Patient Involvement
and Organisation of Care (SBU 2013a), one member of the project team was a
patient and participated in the project group in this role. The others were health

*Before searching the literature for relevant qualitative studies for potential inclusion in an over-
view, it is usual to formulate a question and search policy according to the SPICE model, where S
stands for setting, P for perspective, I for intervention, C for comparison and E for evaluation (the
Joanna Briggs Institute 2008; A Booth 2004; SBU 2014, p. 18). SPICE is the equivalent of PICO,
but used for qualitative studies.
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professionals with different expertise relevant to the topic. In this case, the patient
was able to explain, for example, the difference and relevance for the patient of the
levels on the Positive and Negative Syndrome Scale which measures total symp-
toms as well as positive and negative symptoms respectively, i.e. the patient
described the daily life implications of each level. This representative gave valuable
input from the patient perspective on the project plan, its limitations and the ques-
tions raised. The input provided later on the scientific findings affected the way the
results were presented.

28.2.1.5 Reviewer

Every SBU assessment report is both internally and externally reviewed. External
reviewers are usually healthcare professionals who focus on the scientific quality of
the manuscript. However, when patient participation in decision-making was
assessed for psychosis/schizophrenia, ADHD? and autism spectrum disorders (SBU
2012, 2013a, 2013b), it was deemed necessary to also have the reports reviewed
from a patient’s perspective. Therefore, for the first time, SBU asked patients to
provide feedback regarding the report relevance, focus, and comprehensiveness,
from their perspective. The comments obtained from the patient reviewers clearly
helped SBU produce a clearer and more relevant report.

28.2.1.6 Setting Priorities in Scientific Uncertainties

SBU maintains a database of scientific uncertainties in healthcare that have been
identified by systematic assessments, in order to keep track of which methods
require further research (SBU 2016b). Occasionally, a large number of uncertainties
are identified for a condition, making prioritisation desirable. For instance, 39
uncertainties were identified in SBU’s assessment of ADHD (SBU 2013b). SBU
used a method for prioritisation inspired by the James Lind Alliance (James Lind
Alliance 2016) to identify the ten most important uncertainties listed in that report
from the perspectives of consumers and professionals.

The working group formed to prioritise uncertainties was composed of six peo-
ple diagnosed with, or closely related to someone with ADHD, as well as seven
representatives of the health, education and correctional services (psychologists,
psychiatrist, primary care physician, corrective services officer, school counsellor
and specialist pedagogue). The working group was not required to consider the
feasibility of conducting research; meaning issues such as resources, research ethics
and methodology were not taken into account.

Each member of the working group independently selected what he or she con-
sidered to be the ten most important uncertainties from the total of 39 listed in the

3 Attention deficit hyperactivity disorder.
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SBU report. The 20 items with the highest rankings were compiled for a workshop.
At the workshop, initial discussion in small groups consisting of half consumers and
half professionals resulted in a top ten list for each group. This was followed by a
general discussion, in which the entire working group participated, to reach consen-
sus on a final top ten list (Jacobson et al. 2016).

A similar current initiative at SBU is to prioritise uncertainties from the system-
atic map on prevention and treatment of maternal birth injuries following vaginal
birth (SBU 2016c¢). It will be completed in 2017; more information can be found at
SBU’s website (http://www.sbu.se/en/ongoing-projects/).

28.2.1.7 Representation on SBU’s Board

In 2012, SBU held a conference on patient collaboration. Approximately 100 patient
organisations were invited to learn about SBU and discuss how SBU and patient
organisations could work together. SBU collated the ideas, and a stronger commit-
ment for patient and user involvement arose at SBU. As a result, following a request
from the SBU management, the Swedish government appointed a patient represen-
tative* as a member of the SBU’s Board of Directors.

28.2.1.8 Government Healthcare Agencies Collaboration

In 2012, the Swedish government started the PRIO project to prevent mental illness
and improve health services for people with mental health issues. The project ran
until the end of 2016. The National Board of Health and Welfare (NBHW) devel-
oped and tested a model for patient and relative engagement in mental health
(Socialstyrelsen 2015, pp. 13—14). The NBHW wanted to do this in collaboration
with other national bodies; thus, in 2014 they created a special group to strengthen
the collaboration between patient/user organisations and four agencies, including
SBU.? As a result, a model was developed (Fig. 28.1) for agency and patient and
user organisation collaboration on a national level.

The model was piloted in September 2015 on the topic of mental health and
pharmaceuticals. This was motivated by pharmaceutical treatment being one of the
areas that concerned all patient organisations and all agencies and that is also
included in the PRIO projects and in the quality registries.

*At time of publication, this was Stig Nyman, the Chair of the Swedish Disability Federation
(Handikappsforbunden, HSO).

SAlso included were National Partnership for Mental Health (NPMH or NSPH)—a network of
organisations for patients, users and next of kin within the psychiatric field; NBHW; MPA; and the
Public Health Agency of Sweden (FHM).
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* The analysis is done by the agencies together with the
user/patient organisations

Emma Osterman

Fig. 28.1 A model of enhanced user participation

28.2.2 Impact and Future Developments

Each of the different forms of patient participation has given SBU beneficial addi-
tional information or insights. For example, the patient reference group for the proj-
ects in psychiatry insisted that we needed to make two separate reports — one for
ADHD and one for autism spectrum disorders — rather than just one as planned. In
other cases, patient feedback helped improve how report conclusions were
formulated.

The strength of conducting systematic appraisals and assessments lies in the very
thorough methodology. This line of thinking should also be applied to patient
involvement. It is in the interest of HTA bodies to help develop robust processes to
enable patient input to be systematically incorporated into their assessments. At
SBU, a new strategic initiative is underway to incorporate the systematic and rigor-
ous involvement of patients or users in the HTA project process. The project focuses
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on developing activities, methods and tools, for both internal and external use, such
as the translation and adjustment of the HTAIi patient group submission templates
(Sect. 6.4.2) for Swedish society.

The Government Healthcare Agencies Collaboration continues to develop and
with some adjustments was tested again in September 2016, this time on the topic
of mental health in the elderly.’ All member agencies of the newly initiated Council
for Knowledge-Based Policy’ were invited to participate as well as the national
coordinator in the field of mental health and the national investigator for a quality
plan in elderly care. Although the analysis and assessment of that workshop are not
yet complete, to some extent they have already been valuable for improving elderly
and mental health in Sweden, as well as improving the model to create better condi-
tions for collaborative work between patients, users and the governmental agencies.
A working group on patient involvement has also recently been formed by the
Council for Knowledge-Based Policy. This group is led by SBU and includes par-
ticipants from all nine agencies.

28.2.3 Patient-Based Evidence

SBU has produced several HTAs that include patient-based evidence based on QES
(Chap. 15), e.g. on topics like Patient participation in decision-making in cases of
psychosis/schizophrenia, ADHD and autism spectrum disorders (SBU 2013a,
2013b, 2013c), loss of teeth and edentulousness (having no teeth) (SBU 2010b) and
patients’ experiences and perceptions of professional care and support for those
who self-harm (SBU 2015). These reports focus on how people perceive and experi-
ence a condition, their health, their quality of life and/or their care or support. SBU
has included patient experience in some or all of the above-mentioned areas, and
sometimes the experiences of their families or relatives have been included. A sys-
tematic synthesis of experiences from published scientific studies makes up the
body of evidence for these questions in the reports (in a separate chapter). These
qualitative studies are assessed using similar methods to those applied to clinical or
economic evidence. A systematic and structured assessment of their relevance,
quality and methods of synthesis is conducted following the SBU Handbook on the
Assessment of Methods in Healthcare (SBU 2014; Chap. 8). Examples of ongoing
projects at SBU that aim to include a synthesis of studies using qualitative method-
ology can be found at SBU’s website (http://www.sbu.se/en/ongoing-projects/).3

®The meeting was cohosted by SBU, Medicinal Product Agency (MPA), NBHW, FHM and NSPH.

"The Council for Knowledge-Based Policy has an advisory function and consists of nine govern-
mental agencies: NBHW, MPA, SBU, TLV, the Swedish Research Council for Health, Working
Life and Welfare (FORTE), the Public Health Agency, the Health and Social Care Inspectorate
(IVO), the Swedish Agency for Participation and the Swedish eHealth Agency.

8 For example, the benefit of surgery of arm fractures, family support and rehabilitation of children
with alcohol spectrum disorder (FAS/FASD), parenting interventions for the prevention of physi-
cal or psychological child abuse or neglect, and interventions for unaccompanied asylum-seeking
young people.


http://dx.doi.org/10.1007/978-981-10-4068-9_6
http://dx.doi.org/10.1007/978-981-10-4068-9_15
http://dx.doi.org/10.1007/978-981-10-4068-9_8
http://www.sbu.se/en/ongoing-projects/
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28.3 The Dental and Pharmaceutical Benefits Agency (TLV)

TLV is a central government agency that determines whether a pharmaceutical prod-
uct, medical device or dental care procedure shall be subsidised by the state. TLV also
determines retail margins for pharmacies in Sweden, regulates the substitution of
medicines at pharmacies and supervises certain areas of the pharmaceutical market.

Since it was founded in 2002, TLV has involved patients. Its remit states that
TLV is commissioned to cooperate with other government agencies and the NBHW
and inform any stakeholder that is affected by its decisions. Collaboration with all
external parties is an important and strategic area. TLV only undertakes processes to
support patient participation. It does not undertake any research to generate patient-
based evidence. Besides patient participation in its formal groups and boards, TLV
can create processes to support patient participation according to the needs of spe-
cific areas of responsibility, as will be described later in this chapter.

28.3.1 Patient Representatives on Boards

TLV has two decision-making boards that decide on pricing and reimbursement in
the Swedish healthcare system, the Board for Pharmaceutical Benefits and the
Board for Dental Benefits. Board members are appointed by the Swedish govern-
ment, usually for a period of 1-2 years.

Both decision-making boards have government-appointed representatives from
patient and consumer organisations,’ in order to ensure that patient aspects are taken
into consideration when the boards decide on reimbursement and reference prices.
These individuals do not represent individual organisations; they are responsible for
taking a broad patient perspective in all decisions made.

TLV also has an advisory council, tasked to continuously review TLV’s work and
advise the Director General. There are also government-appointed representatives
from patient and consumer organisations on TLV’s advisory council.!°

28.3.2 Dialogue Forum

The dialogue forum is a platform for informal discussions and information sharing
between TLV and representatives of patient, pensioners and consumer organisations
that meet twice a year. Patient organisations are invited if they receive an annual

At time of publication, the patient representatives in the Board for Pharmaceutical Benefits are
from the National Organization for Rare Disorders and the Asthma and Allergy Association. In the
Board for Dental Benefits, one of the deputy members represents the Swedish consumer
organisation.

VAt time of publication, the representatives are from the Diabetes Association and from the
Swedish National Pensioners’ Organisation (PRO).
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grant from government on the basis of fulfilling certain criteria. These include being
formally established and of a certain size, active in several areas of society, demo-
cratically structured and politically and religiously independent.!!

A committee with representatives from patient organisations and TLV creates a
programme for the Dialogue Forum. The discussions should address ongoing stra-
tegic development projects at TLV and current trends and challenges in healthcare.
During 2015, topics discussed included equal access to new medicines, medicines
for rare conditions and consequences of not reimbursing prescribed medicines
(TLV 2015b).

28.3.3 Development Projects

TLV’s responsibility spans a wide, continuously changing area. Changes are often
complex and involve several bodies’ responsibilities, e.g. government agencies and
other public and private organisations. One example of a situation that affects many
bodies in the healthcare system is the new expedited or adaptive regulatory path-
ways that give early approval to innovative medicines and create a high degree of
uncertainty in HTA. Another example is that of medicines for severe, rare condi-
tions, which are difficult to study, and so the cost-effectiveness and budget impact
are often substantially higher than the normally allowed levels in the reimbursement
system. These new developments affect patients in many ways, so dialogue with the
stakeholders, including patient organisations, is important to ensure a strong basis
for decisions.

One common approach at TLV to include patients’ perspectives in development
projects is to form a reference group, composed of representatives from patient and
consumer organisations. TLV has performed several development projects in vari-
ous areas, where reference groups have been used. One example is when a reference
group'? was formed for TLV’s review of how the ethical platform'® applies to TLV’s
decisions and internal work, a project spanning over several years. As a result of this
project, TLV made two changes to the way HTA is performed. First, for treatments
that prolong life, the calculation methods should not discriminate against someone
because they are not expected to work after treatment. Therefore, TLV no longer
counts expected working years after treatment. Secondly, for treatments that affect
quality of life, and simultaneously affect working, TLV should include results both
with and without these effects. The application of this change will be formulated as
there is experience of TLV’s decisions (TLV 2015a).

" Between 2014 and 2015, approximately 60-70 organisations received these governmental grants.
12Consisting of representatives appointed by the Swedish Disability Federation (HSO), the PRO,
the Swedish Association for Senior Citizens (SPF) and the Swedish Consumers’ Association.

3In Sweden, all priorities in publicly funded healthcare are based on the ethical platform. The ethi-
cal platform was adopted by the parliament in 1997 and is based on three principles: the principle
of human dignity, needs and solidarity and cost-effectiveness.
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28.3.4 Individual Applications for Reimbursement or
Recommendations

TLV believes that patient participation during HTA of medicines and consumables,
as well as hospital medicines and medical devices, will help mutual information
sharing and increase the quality of decisions or recommendations. TLV aims to
obtain information from patients about, for example, the need for several medicines
of a certain type or why a certain product or formulation is preferred by a specific
patient group. Such information can be considered in the HTA and the final decision
or recommendation. TLV also consults clinical experts during HTA.

28.3.4.1 Application for Prices and Subsidies for a New Product

When TLV assesses an application for reimbursement of a medicine or consumable,
a company submission of evidence includes information that is confidential until
TLV’s decision is made. Thus, in order for TLV to engage in dialogue with any
external party during assessment, the applicant company must waive their rights to
confidentiality. As a result, dialogue with patient organisations about ongoing appli-
cations has historically been limited. However, when developing the value-based
pricing project (TLV 2015¢), some companies have waived their rights to confiden-
tiality, allowing TLV to share information with representatives from patient organ-
isations, e.g. the National Union of Hepatitis C (RHC) during the assessment of
hepatitis C medicines (TLV 2015b).

28.3.4.2 Reviews of Reimbursed Products

When TLV initiates a review of medicines that are already in the reimbursement
system, the confidentiality rule still applies to any material sent in to the agency.
However, when these reviews are initiated by TLYV, it is possible for TLV to have an
open dialogue about which reviews are in process and the reason the review was
initiated. This makes it possible for patient and consumer organisations to contrib-
ute their views and experiences earlier in the assessment process. For example, the
Swedish Rheumatism Association was consulted when TLV initiated a review of the
TNF-alpha medicines in 2015. The topics for discussion are specific for each review.

28.3.4.3 Assessment of Hospital Medicines and Medical Devices
TLV has performed HTAs of hospital medicines since 2009 and medical devices

since 2012 (TLV 2013; TLV 2015a; TLV 2015b; TLV 2016). These HTAs are pro-
vided to the county councils to inform them in their investment decisions on
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medicines and medical devices. Patient organisations have been invited to discuss
the HTAs during development.'

28.3.5 Future Developments

Collaboration is a success factor for TLV in many ways. Dialogue with all stake-
holders, including patient representatives, is essential to understand how TLV’s
decisions affect different areas of the healthcare system.

TLV aims to further develop dialogue with patients and users. Areas for improve-
ment are paths of communication, meeting formats and the possibility to deepen
dialogue in applications for reimbursement of new products (TLV 2015b, 2015c).
This area will be continuously developed.

28.4 Discussion and Conclusion

Historical ambiguities in identifying the target audience for HTAs and similar
knowledge-based documents and policies have further complicated patient involve-
ment by making it difficult for both agencies and patient representatives to under-
stand their respective roles (Likartidningen 2016). If patients or users are seen as a
target group or not affects the level of their involvement. SBU and TLV have always
involved patients in their work and have developed various formal and informal
ways of achieving this, but only SBU includes patient-based evidence as part of an
HTA. The fact still stands, however, that Swedish HTA organisations continue to
underuse patients and their experiences. SBU and TLV have used different
approaches to involve patients in their work. These differences can be explained by
the different commissions the respective agencies have been given by the Swedish
government and to differences in the assessment processes each of the agencies has
developed over time.
There are many reasons to involve patients in the HTA:

 Including patients’ views and experiences

e Improving the content and quality of the reports and the decisions

* Sharing information

* Building trust for the decisions—increasing the understanding for HTAs and
their results

"4 For example, during 2015, TLV invited the Swedish Heart and Lung Association, the Swedish
Stroke Association and the HSO during the assessment of self-monitoring of warfarin treatment
and the Swedish organisation for people with acquired brain injury, the Swedish Stroke Association
and HSO during the assessment of thrombectomy.



344 S. Werko and C. Andersson

The Swedish HTA agencies are responsible for providing evidence-based knowl-
edge for other agencies (e.g. the NBHW who produce national guidelines), for doc-
tors, other healthcare staff and prescribers (SBU) and for decisions on reimbursement
(TLV). The conclusions they draw can have a major impact on patients’ everyday
lives. Early dialogue and information sharing are therefore of great importance in
order to increase the quality of HTA and subsequently also increase the quality of
guidelines. There are still some obstacles that need to be addressed in order to
increase effectiveness and transparency. For TLV, the confidentiality rules and regu-
lations set obstacles for open dialogue with patients, making it difficult or impossi-
ble for them to be consulted before the final decision is made public. TLV is currently
exploring ways to further develop the dialogue with patient representatives in appli-
cations for reimbursement of new products (TLV 2015b; TLV 2015c).

The status of patients’ perspectives might also be improved by ensuring that
patient representatives get the same economic compensation as their professional
counterparts, i.e. clinical experts. Currently this is done at SBU, but not yet at TLV.

The 2-year initiative at SBU to improve patient involvement that is underway at
the time of writing this chapter is expected to increase the frequency and quality of
patient input. The effort will help identify further obstacles and issues to be
addressed, but will also lead to the routine production of reports that discuss out-
comes and concerns that are important to patients. In the long run, by concentrating
our efforts on assessing issues that are important to the user, and thus increasing
their awareness of the evidence, we hope to improve the overall health of the
Swedish population.

Finally, we highlight the need for collaboration across agencies on a national
level. Initiatives such as the PRIO project and the Council for Knowledge-Based
Policy should be encouraged to foster collaboration with respect to patient involve-
ment. We would like to support the idea of a national patient panel, as proposed in
the report by the Agency for Health and Care Services Analysis, as a method for
gathering knowledge directly from patients (Vardanalys 2015, p. 117f). Collaborative
initiatives like these are well worth pursuing as the potential for mutual benefit is
great and should be of high interest to agencies, county councils and patients.
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Chapter 29
Taiwan

Yen-Huei (Tony) Tarn

29.1 New Medicine Reimbursement Process in Taiwan

This chapter presents an overview of how decision-making processes for the reim-
bursement for new medicines have evolved in Taiwan over the last 20 years and
how patient involvement has developed since it began in 2015. It outlines patient
participation in the HTA programme that informs medicine reimbursement. It
shows how Taiwan is encouraging patient participation in HTA via online submis-
sions, participation in committee meetings and educational events and continues
to develop its participation processes. The chapter highlights the challenges of
patient participation in a setting where patient groups have little experience of
engagement in policy. It also points to the need for guidance on using patient-
based evidence in HTA and the potential value of resources that can be adapted to
meet local needs and support HTA bodies developing patient involvement
programmes.

Since Taiwan established its National Health Insurance programme in 1995,
the Pharmaceutical Benefit Division has managed a decision-making process for
new medicine (drug) reimbursement listing and pricing. The Drug Benefit
Committee (DBC) was formed as an appraisal committee with 24 members who
were physicians and pharmacists. However, due to the non-transparent process
and lack of scientific evidence used to support decision-making, in 2007, the
Department of Health (DoH) created an independent and unbiased HTA body. In
2008, the DoH set the budget and created the Division of Health Technology
Assessment (HTA) under the Center for Drug Evaluation (CDE), which had been
established 10 years earlier to conduct scientific reviews for regulatory purposes.
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Fig. 29.1 The Decision-making process starting 2013 for new medicine listing and pricing in
Taiwan (Ministry for Justice 2011)

In January 2008, the HTA function officially merged into the original process of
new medicine reimbursement decision-making. The revised process after 2013 is
presented in Fig. 29.1 (NHIA 2015).

When a dossier is prepared by a pharmaceutical company and submitted for new
medicine reimbursement, the Pharmaceutical Benefit Division under the National
Health Insurance Administration (NHIA) receives the case. If it is a new medicine
application (new chemical entity, new route of administration or new combination),
the application is sent to the HTA Division for assessment. The HTA Division con-
ducts an independent systematic search for evidence—including comparative effec-
tiveness and economic evaluation—and conducts its own budget impact analysis
before writing an assessment report within 42 days. The assessment report is then
sent to the NHIA where the expert consultation meeting (which replaced the origi-
nal DBC in 2013) conducts the first appraisal and makes recommendations. The
appraisal is then sent to the Pharmaceutical Benefit and Reimbursement Schedule
(PBRS) Committee, which is composed of the NHIA members and representatives
from various stakeholders (experts/scholars, the insured, employers and healthcare
providers), to make the final decision on listing and pricing of the new medicines
(Ministry for Justice 2013).



29 Taiwan 349
29.2 Developing Processes for Patient Group Participation

In 2013, Taiwan implemented the second-generation NHI Act (Ministry for Justice
2011), with the HTA process, the composition of PBRS Committee and transpar-
ency of process written in the law. The purpose was to have all stakeholders jointly
make the decision. However, patient groups can be invited to attend but cannot vote
in the PBRS Committee meetings. This is done for democratic and value judgement
reasons, to learn more about patients’ unmet medical needs and to provide a more
comprehensive evidence base that incorporates patients’ perspectives. However,
due to the lack of process and guidance on how to prepare and present patient input
to the PBRS Committee meeting, prior to March 2015, no representatives from
patient groups were invited to the meeting.

Since 2013, the HTAI Interest Group for Patient and Citizen Involvement in HTA
has created and actively promoted the patient group submission template for medi-
cines and non-medicines HTA (HTAi 2014a) and published the HTAi Values and
Quality Standards for Patient and Citizen Involvement in HTA (2014b). The tem-
plate for medicines was translated into Chinese and the CADTH-pCODR patient
group methods guide (2015) and Patient Advocacy Group Input on a Drug Review
(2012) used in Canada were reviewed to create a Chinese version of the template
and guide for patient advocacy groups by this chapter’s author in 2014. These docu-
ments were sent to the Pharmaceutical Benefit Division of NHIA for consideration
to be used in the new medicines reimbursement decision-making process in late
2014.

CDE has undertaken qualitative research to produce evidence about patients’
perspectives and experiences for medical device HTAs, for example, in the assess-
ment of cochlear implants. However, such research processes to obtain patient-
based evidence have not been used with new medicines.

29.3 Establishing Mechanisms for Patient Input

In April 2015, the NHIA launched a web page which allows patients, caregivers and
patient groups to submit their opinions about new medicines via the website (NHIA
2016). Fourteen days before the scheduled PBRS meeting, the inputs are sum-
marised by the HTA division and sent to the PBRS meeting for consideration.
Patients, caregivers and patient groups can provide the following inputs:

1. In patients with this disease, what are the most uncomfortable symptoms or con-
ditions that affect your day-to-day quality of life, and what symptoms or condi-
tions cannot be controlled by your current therapy?

2. If you have not used the new medicine/medical device, what is your current
therapy? How effective is it? Are there any side effects or uncontrolled
symptoms?
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3. If you have used the new medicine/medical device, is it more effective than pre-
vious therapies? Are there any side effects?
4. For the caregiver, are there significant improvements observed?

Although the web page is established, it has not been widely promoted. No one
can confirm that the opinion given is from real patients or patient groups. The ques-
tions are simple without any probing examples (unlike the Chinese template) and
may not really solicit the unmet medical needs of the patients. Patients who want to
express their opinions may not know whether they need to answer all the questions
or only answer one or two questions. That is, the current method is quite primitive,
and there have been some calls to make improvements.

From May 2015 to May 2016, of the 88 new medicine submission cases, only
three had patient input from the web page (personal communication with CDE).
However, this is within a context of less than 60 patient groups in Taiwan (according
toalistcompiled by the International Research-Based Pharmaceutical Manufacturers
Association). Most patient groups—approximately 70%—in Taiwan, are small.
They tend to be associated with physicians and not independent. This creates chal-
lenges for involving them. In fact, in an educational program, only one patient
group, the Breast Cancer Association, stated that they have the staff to complete the
template and/or undertake training.

294 Patient Advocacy Group Education

In July 2014, the International Research-Based Pharmaceutical Manufacturers
Association conducted the first half-day Yes We Can Workshop for patient advocacy
groups. The concept of HTA and patient involvement in the new medicine reim-
bursement decision-making process was introduced to around 33 representatives
from different patient groups.

In July 2015, the Taiwan Society for Pharmacoeconomics and Outcome Research
(TaSPOR) held a half-day education programme for patient advocacy groups and
pharmaceutical industries. The director of the Pharmaceutical Benefit Division of
NHIA announced its mechanism for patient input. The author explained the impor-
tance of including patients’ perspectives, where patients can participate in the HTA
process, and how patient groups can collect patient input using a template. Other
speakers provided information about qualitative methods used to provide robust
evidence about patients’ perspectives and how patient involvement is undertaken for
quality of life measurement, burden of physical, mental health and daily living.
Around 65 participants attended with 22 from patient advocacy groups. Participants
raised the issues of staffing and the need for training about collecting and compiling
information, sample size and representativeness of participants in the HTA
process.

Another education event, held by the AmCham Medical Devices, Pharmaceutical,
and Public Health Joint Committee in September 2015 focused on understanding,



29 Taiwan 351

accessing and building up partnership with patient advocacy groups. The President
and CEO of the Canadian Organization for Rare Disorders, Dr. Durhane Wong-
Rieger, gave a speech in English and people from the health technology authority,
appraisal and agency attended and 13 patient advocacy group representatives
attended.

29.5 Conclusions

Taiwan started patient involvement in the HTA decision-making process for medi-
cine reimbursement in 2015. Much is to be learnt and the process needs to be moni-
tored for appropriateness and validity. The template for patient groups to collect
inputs is ready, and patient groups need to be encouraged to use it. More education
programmes for patient groups need to be designed and implemented, especially
about how to collect patient input, how to compile those inputs using the template
and how to present this information in the appraisal committee meeting. Qualitative
research processes used for other forms of HTA are interesting, but it is difficult to
see how these can be used with the rapid process used for new medicines.
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Chapter 30
USA: Comparative Effectiveness Research

Jaye Bea Smalley, Michelle Johnston-Fleece, Suzanne Schrandt,
Lisa Stewart, and Sue Sheridan

30.1 Introduction

The USA has shifted away from HTA, which has the review of clinical trials at its
core, to instigating a programme of clinical research that generates robust evidence
about the value of health technologies in the US healthcare setting. The Patient-
Centered Outcomes Research Institute (PCORI) was established as the US principal
clinical comparative effectiveness research (CER) initiative in the landmark 2010
healthcare reform law, the Patient Protection and Affordable Care Act (PCORI
2010). PCORTI’s mission is to help people make informed healthcare decisions and
to improve healthcare delivery and outcomes by producing and promoting high-
integrity, evidence-based information that comes from research guided by patients,
caregivers and the broader healthcare community. The Institute’s work is guided by
three strategic goals: increase information, speed implementation and influence
research to be more patient centred (PCORI 2014). This chapter describes PCORI’s
processes, programmes, tools and evaluation efforts that are designed to involve
patients and caregivers in the Institute’s work and the funded research portfolio.

PCORI uses the term engagement to describe patient and stakeholder participa-
tion. Therefore, references to our tools, programmes, rubric and evaluation frame-
work use the term engagement.
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30.2 Background

While the USA has had several HTA initiatives over the years, in general they have
been fragmented and poorly coordinated. The unique multi-payer structure of the US
healthcare system makes HTA a particularly politically charged issue with respect to
objectivity and credibility, and funding mechanisms have changed over time due to
policy decisions in the legislative and executive branches (Sullivan et al. 2009). The
USA has shifted away from HTA and adapted CER as an approach that is unique to
the US healthcare system and relevant to its interests. CER is focused on generating
evidence that can be incorporated into decision-making at the point of care, whereas
HTA tends to be more focused on synthesis and evaluation of evidence. CER became
a focal issue in the 2009/2010 health reform debate. Its definition has taken on mul-
tiple dimensions and meanings and has not been clearly differentiated from either
HTA or evidence-based medicine (Luce et al. 2010). Heightened political sensitivi-
ties challenge the structure, function and placement of any CER initiative in the USA
(Wilensky and Developing 2006). Considering these sensitivities and the need for
truly objective and credible evidence, PCORI’s enabling legislation established the
Institute as an independent not-for-profit, non-governmental entity with mandates to
ensure transparency and participation of multiple stakeholders, with particular atten-
tion to the participation of patients and caregivers (PCORI 2010). PCORI character-
izes patient-centred outcomes research (PCOR) as a type of CER. The PCORI’s
Board of Governors approved the following working definition of PCOR, which
appears on its website: ‘Patient-Centred Outcomes Research (PCOR) helps people
and their caregivers communicate and make informed healthcare decisions, allowing
their voices to be heard in assessing the value of healthcare options” (PCORI 2015).

The passage of the Patient Protection and Affordable Care Act in 2010 was a
critical manoeuvre in US efforts to respond to increasing pressures on the healthcare
system to improve the quality of care and population health and reduce the cost
of quality care (AHRQ 2016). Patient-centred care has been identified as a critical
aspect of healthcare improvement by The Institute of Medicine (IOM). The IOM
defines patient-centred care as ‘care that is respectful of and responsive to individual
patient preferences, needs, and values and ensuring that patient values guide all clin-
ical decisions’ (IOM 2001 [48]). These reforms brought to centre stage the notion
that it is imperative to bring patient and family voices to decisions about care, health-
care organizational design and governance and public policy (Carman et al. 2014).
PCOR has solidified to address the decisional dilemmas patients and other healthcare
stakeholders face due to a dearth of evidence about the effectiveness of diagnostic
and treatment options given the heterogeneity of patient characteristics and indi-
vidual preferences. Like other international efforts such as the Canadian Institute of
Health Research’s (CIHR) Strategy for Patient-Oriented Research (SPOR) initiative,
PCORI has set out to develop support for the participation of a broad community of
patients and caregivers in research. PCORI is prohibited in its authorizing legislation
from funding any cost-effectiveness research or being involved in implementation
activities that require advocacy for public policy change (CIHR 2014). This direc-
tive is a significant distinction from other HTA entities such as CIHR who involve
patients all the way through implementation.
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30.3 Rationale for Patient Participation

‘PCORI funds research based on the belief that incorporating the patient perspective
into healthcare research is inherently valuable and that including the end-user of
research in the research process enhances usefulness and speeds the uptake of
research into practice’ (Frank et al. 2014 [1514]). This statement aligns with the
instrumental goal for involving patients in HTA described in Part I of this book.
PCORI identified similar principles to community-based participatory research
(CBPR) when developing methodology standards to inform development of dis-
crete methods standards for patient participation in design, implementation and dis-
semination of PCOR (PCORI 2012).

CBPR provides a framework to respond to health issues within a social and
historical context while reducing mistrust of the people being studied, through
collaboration and partnership between the researcher and community. The ulti-
mate goal is for the community to own the results and use them to improve health
outcomes and quality of life (Macaulay et al. 1999). Similarly, PCORI engages
patients and caregivers with lived experience and their representative organiza-
tions to influence research to be patient-centred, relevant and useful and to estab-
lish trust and a sense of legitimacy in research findings to encourage successful
uptake and use of results.

Patient participation is the process of enabling patients and caregivers to be
partners in the research process, from the generation of the research question
through dissemination. This partnership is distinct from research participation
as subjects and characterized by active and meaningful participation among sci-
entists, patients, caregivers and other healthcare stakeholders. Patient participa-
tion in research requires a thorough plan that may build upon existing
partnerships.

30.4 Processes for Patient Participation

PCORI incorporates patient participation at both the organizational level and
through its funding programmes. At the organizational level, there are numerous
opportunities to engage patient and stakeholders in the work of the Institute. In addi-
tion to PCORI’s Board of Governors, which includes members representing patients
and caregivers, PCORI’s authorizing legislation called for the establishment of
advisory panels to provide recommendations and advice to the staff, board and
methodology committee. These panels help review and prioritize research ques-
tions, provide technical and scientific expertise and provide other guidance around
issues that may arise and are relevant to PCORI’s mission and vision. All panels
have members from the patient and caregiver community. Although it was not
required by the legislation, PCORI established an advisory panel on patient engage-
ment whose charge is to ensure the highest patient participation standards and a
culture of patient-centredness in all aspects of PCORI’s work.
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30.4.1 Participation at the Organizational Level
30.4.1.1 Merit Review

Each merit review panel is composed of multiple stakeholders who provide unique
perspectives to ensure that the research meets the Institute’s funding criteria, which
include patient-centredness and patient and stakeholder participation. PCORI works
with reviewers to make sure all patients, caregivers and other stakeholders have the
appropriate training to meaningfully participate in the merit review process. An
early evaluation of the process found that patient reviewers brought different per-
spectives to the review process but that in-person discussion led to closer agreement
among reviewer types (Fleurence et al. 2014).

30.4.1.2 Peer Review

To be sure that all PCORI research findings are critically appraised for scientific
integrity as well as for adherence to PCORI’s Methodology Standards (includ-
ing patient-centredness and stakeholder participation) before results are
released, PCORI is developing a peer review process as mandated in its autho-
rizing legislation. The peer review process will be inclusive of patients and care-
givers, and they will receive training to prepare them for their role as reviewers
of all research final reports.

30.4.2 Participation in PCORI-Funded Research

Because patient participation in research is a novel funding requirement, most guid-
ance on patient participation in research to date has been expressed through concep-
tual and theoretical models. Many stakeholders, eager to participate in PCOR, have
asked for concrete guidance on this required element of PCORI’s application pro-
cess. In response, PCORI created the PCORI Engagement Rubric (Fig. 30.1), to
serve as a framework for understanding how input from patient and stakeholder
partners can be incorporated throughout the entire research process.

30.4.2.1 PCORI Engagement Rubric

The PCORI Engagement Rubric has become the cornerstone of PCORI’s approach
to participation in research and provides guidance to applicants, merit reviewers
and staff on the development, evaluation and monitoring of participation plans
for research. As a framework, the rubric points to opportunities for participation
in research and shares real-world examples of promising practices from PCORI-
funded research. The PCORI Engagement Principles promote reciprocal relation-
ships, co-learning, partnerships, trust, transparency and honesty. Since its inception,
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PCORI’s Framework for Engagement in Research: The Engagement Rubric

Planning the study

 Developing research questions
* Selecting relevant outcomes
* Define study population characteristics

* Drafting or revising study materials
* Participating in study recruitment
* Participating in data analysis

E Conducting the study Zijsdi,rr;zsaji?sg

POTENTIAL ACTIVITIES POTENTIAL ACTIVITIES POTENTIAL ACTIVITIES

* [dentifying partners for dissemination
« Participating in dissemination efforts
* Presenting information about the study

« Patient organization surveys members
on treatment preferences

« Clinicians suggest a third arm to study
based on variability in practice

REAL-WORLD EXAMPLES REAL-WORLD EXAMPLES

« Patients develop informed consent to
make it understandable to participants

« Patient representative serves on data
safety monitoring board

REAL-WORLD EXAMPLES
* Research team holds stakeholder summit
to speed implementation of findings
* Research team introduces study at a
patient advocacy conference to inform

community of the research

PCOR Principles

Reciprocal Relationships  Co-Learning * Partnerships e Transparency, Honesty, Trust

Reciprocal Relationships: Demonstrated when roles and decision-making authority of all research partners are defined
collaboratively and clearly stated

Co-Learning: Researchers help patient partners better understand the research process, and researchers will learn about patient-
centeredness and patient/stakeholder engagement

Partnerships: The time and contribution of patinet and other stakeholder partnership is valued and demonstrated through
compensation, cultural competency, and appropriate accomdations

Transparency, Honesty, Trust: Major decisions are made inclusively and information is shared readily among all research parteners

Fig. 30.1 The PCORI engagement rubric: a framework for engagement in research

the rubric has had several revisions to reflect new learnings gathered over time from
PCORI’s portfolio.

Example of Patient Participation in the Conduct of a Study The “Bringing
Care to Patients: A Patient-centred Medical Home for Kidney Disease” study invited
patients to participate in quarterly discussion groups at each dialysis centre to guide
implementation of the intervention. The participants’ input helps the research team
plan, implement and evaluate the new care model being used in the study, particu-
larly with respect to the availability of the primary care physician, pharmacist and
health promoters during dialysis treatment. Their input also helps researchers to
gain insight into patient and family member educational needs and interests (Cukor
et al. 2016).

30.4.2.2 Engagement Officers

The creation of the PCORI Engagement Rubric highlighted the need for PCORI
to monitor and learn from the patient participation practices employed by
PCORI-funded researchers and led to the creation of the engagement officer role.
Engagement officers work closely with the science programme to support funded
research teams. They monitor research projects to ensure meaningful participation
throughout the research project and gather promising patient participation practices
and examples of impact of patient participation in research to share with the broader
research community.
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30.5 Evaluating Patient Participation

PCORI is a learning organization and has a dedicated programme that performs
evaluation on all of its activities in order to further refine and enhance its processes
and share lessons learned from our funded portfolio. PCORI’s unique approach to
evaluating participation is guided by a conceptual model and an evaluative frame-
work. The conceptual model (Fig. 30.2) provides a structure for understanding the
necessary elements of participation in research and a basis for evaluating the quality
of participation and subsequent evaluation frameworks. The model describes key
PCOR concepts and the relationships between them and includes principles for
PCOR that are considered an ethical imperative to characterize research as PCOR
(Frank et al. 2015).

PCORI’s evaluation framework (Fig. 30.3) is characterized by the questions
staff, patients and other stakeholders have asked about PCORI’s novel approach to
funding research and the ultimate impact that it may have on healthcare decision-
making and outcomes. The questions are frequently refined because new questions
arise as the Institute continues to learn about the impact of participation.

PCOR Principles N
Trust, honesty, co-learning, transparensy, reciprocal \
relationships, partnership, and respect OUTCOMES
/ Near-term
Foundational Elements l °  Culture of patient-
k centeredness in research
* Meaningful & effective
ACTIONS partnerships

Awareness of
methods for " Initiate and maintain Intermediate

= PCOR part?\eer:hips : etwae en *  Research relevant to

§ Vallumg @it researchers and stakeholders [kl .

2 patient . - stakeholders/questions

£ perspective * Facilitate cross-communication and outcomes are
Interest in PCOR among research stakeholders meaningful to end users

* Capture, use and optimize *  Use of research results
patient perspective across in health decisions
phases of research * Quality health decisions
* Ensure meaningful influence * Satisfaction with health

Ways for on research care experiences
patients and * Train for partnering )
researchers to « Share and use learnings Long Term

External

partner « Optimal health J
Resources and

infrastructure \ / /
Policies/governance

Fig. 30.2 Conceptual model of patient-centred outcomes research (Reproduced with permission
from Frank et al. 2015)
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Fig. 30.3 Model for evaluating the overall impact of PCORI (Reproduced from PCORI evaluation
framework 2.0 2015)

PCORI aims to better understand the relationship between levels of participation
and changes to the research process, such as changes to study design and recruit-
ment rates. To this end, PCORI developed tools to collect information from investi-
gators receiving research awards and their patient and stakeholder partners, on
participation in research (PCORI 2016a). PCORI uses an annual engagement report
completed by the principal investigator of PCORI-funded studies and patient/stake-
holder partners nominated by the principal investigators. Key evaluation domains
include:

Who, when and how of those involved
Level of participation

Influence of patient and stakeholder partners
Impact of participation

The evaluation provides free text space for respondents to describe impact.

Example of Impact Statement Given in Evaluation from a Parent Participating
in PCORI Pilot Projects Principal Investigator: “The parent stakeholders in our
project shaped the research tremendously. Initially our principal investigator
planned to ask families in our Pilot Project, ‘If there was a cure for your child’s
chronic condition, what would it look like?” But participating families felt that had
a negative tone. We actually had the experience of living with a child with a chronic
condition. They did not. They didn't realize that when they asked the question that
way it seemed like our child's chronic condition was all negative and we look at it
in a positive light. We proposed, ‘How does this disorder impact your child’s life,
and how would you like it to change?” (Brodt et al. 2015).
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30.5.1 Learnings from Researchers

Forsythe et al. (2016) analysed patient and stakeholder participation in the 50 pilot
projects funded by PCORI and identified early contributions and lessons learned.
There was a 94% response rate from the principal investigators or their designees
who self-reported on the types of stakeholders engaged, barriers and facilitators,
lessons learned and contributions from patient and stakeholder participation.

30.5.2 Learnings from Patients

Key themes from a similar qualitative analysis of 257 patient and stakeholders in the
first year of PCORI-funded research projects include several lessons learned from
patient perspectives. Patients and stakeholders noted the importance of early partici-
pation. Patients also noted communication challenges such as managing power dif-
ferentials, working with diverse groups and orienting to plain language. Many patients
and stakeholders also reported impact beyond their PCORI research project, such as
increased knowledge and skills about research (Forsythe and Johnston-Fleece 2015).

30.6 Capacity-Building and Future Directions

30.6.1 Capacity-Building Efforts

PCORI continues to advance the field of PCOR through a variety of programmes,
participation in PCORI processes and work and, most of all, significant funding of
PCOR. There is still much to learn from these efforts, and further work is needed
to develop the PCOR community. Training is a challenge noted more broadly for
organizing participation in HTA. While there is no substitute for the value that lived
experience brings to the research setting, it is also important that these partners pos-
sess a general literacy around research terminology, methods and other aspects of
the research enterprise. All researchers and partners may benefit from training on
how to work on diverse teams. PCORI has capacity-building programmes that bol-
sters research partnerships and provides opportunities for PCOR-ready individuals
or small groups of patients, caregivers or other stakeholders to come together with
the goal of conducting research around a specific healthcare topic. For example,
patients, caregivers and community-based organizations applied to receive funding
to support partnership development with researchers and develop a shared research
agenda (PCORI 2016b). PCORI considers the programme to be a learning labora-
tory of partnership development practices (McQuestion and Heckert 2015). Other
awards are meant to foster the participation of more patients, caregivers, clinicians
and other healthcare stakeholders into the research process. These awards are meant
to better prepare communities for PCOR and serve as dissemination channels for
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research findings by providing funding for implementing training and develop-
ment initiatives, building knowledge, strengthening networks for dissemination and
meeting and conference support. As an example, the University of Maryland part-
nered with the National Organization for Rare Disorders to develop PCOR training
for rare disease advocates (PCORI 2016c¢).

30.6.2 Methods for Participation and PCOR

The development of methods to conduct PCOR is another strategic priority for
PCORI. PCORI has a dedicated programme focused on improving methods for
the conduct of PCOR. The field will benefit substantially from the development
of rigorous methods to conduct participation, establish patient reported outcomes,
prioritize research questions and conduct analyses that reflect the heterogeneity of
real-world populations and individual response (McQuestion and Heckert 2015).

30.6.3 Future Considerations

The future of patient participation in research and HTA is both challenging and
promising. We are beginning to see other key members of the research enterprise
adopt patient-centred approaches to their processes as well as establish plans to
involve patients. For example, the US FDA established a Patient Engagement
Advisory Committee in 2016 (US FDA 2016a). They also held a series of ‘patient
focused drug development’ meetings (US FDA 2016b). It is too early to determine
the impact that these two initiatives may have on the agency, but it is encouraging to
see an agency like FDA taking steps to advance patient participation.

It is still unknown where participation in the research process is most effective,
the most successful approaches and the necessary levels of participation to impact
various aspects of research that are important to patients such as outcomes. Many
stakeholders are reluctant to involve patients without better understanding the return
on investment for involving patients in the research process. Programmes conduct-
ing primary HTA research such as CIHR in Canada and NHS National Institute for
Health Research in the UK also provide valuable information about patient partici-
pation arising from their long-standing experience in the field.

30.7 Conclusion

While further evidence and resources are needed to support a robust PCOR com-
munity, PCORI has driven the USA to move towards a more patient-centred research
enterprise. Research is becoming increasingly focused on outcomes identified as
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important to patients such as quality of life, functionality, symptoms and well-being
(PCORI 2016d). We are also seeing the emergence of patient-driven research, where
patients are custodians and generators of their healthcare data and serve as the cata-
lyst and initiator of research. This is exemplified by PCORI’s Patient-Powered
Research Networks (PPRNs). These networks are characterized by communities of
patients who have come together to develop and prioritize research agendas, develop
and determine outcomes and leverage their electronic health record data, PRO data
and patient-generated data from wearables and other technological devices in order
to conduct these studies accordingly.

PCORI is committed to further developing the PCOR community and sharing
learnings and advancements in patient participation. Early indications reveal a
promising impact of patient participation in research. Many researchers report that
patient participation has brought tremendous value to their work, so much so, that
they now aim to conduct research that involves patients whenever possible. Also,
patients and caregivers partnering in research report beneficial experiences beyond
their work on the project such as increased knowledge about or engagement in their
own health. (Forsythe and Johnston-Fleece 2015). PCORI faces similar challenges
as other HTA’s, particularly around leadership and developing new models and pro-
cesses to organize a changing research enterprise. Like practitioners of HTAs,
researchers will need to develop new skills, competencies and practices (Chap. 8).

PCORI aims to make a lasting impact in influencing more research to be patient
centred and to ensure the PCORI vision that patients and clinicians have strong,
evidence-based, patient-centred information to make decisions that reflect their
desired health outcomes.
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Chapter 31
Discussion of Approaches in Different
Countries

David Hailey

31.1 Introduction

This chapter reviews the developments and challenges in patient involvement in
HTA presented by different countries in Part III. The different approaches pre-
sented provide interesting and detailed updates to information previously obtained
in surveys by HTAi, INAHTA and other groups (Chap. 5). Most of the chapters
describe processes for patient involvement in national HTA programs. The Canadian
chapter also covers the different approaches to patient involvement that have been
taken in the provincial HTA programs. International perspectives are taken in the
chapter on the HTA Core Model, and Chap. 30, from PCORI, deals with initiatives
in CER in the USA. This chapter contrasts the developments in the application or
introduction of patient involvement in HTA in the countries and their relation to the
political context. The main focus of the HTA programs is in providing advice to
health ministries or health services. It is clear that the approaches used by the HTA
programs to gain patient input or undertake research into patient aspects vary and
are still evolving. Challenges include pressure on patient organisations and HTA
programs through demands on their time and resources. Further work is needed to
document and report the effects of patient involvement on the preparation of HTA
reports and their recommendations to ensure more effective patient involvement in
HTA in the future.
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31.2 Organisation and Political Framework

Part III shows that the organisational structures and political context of HTA pro-
grams and the decision makers they are seeking to inform are sometimes quite com-
plex. They typically include committees or councils with some relationship to the
health ministry or health service provider, sometimes within such organisations.
Support for the committees, including preparation of HTA reports, may come from
independent organisations, from university-based and other contractors or from
within—house. In all of the countries covered, there have been changes in organisa-
tions over time, reflecting political and governance decisions. These can have conse-
quences for the operation of HTA programs and for patient involvement. Some of the
programs have had an initial focus on assessment of medicines or devices, though this
is starting to widen. Most undertake both medicine and non-medicine assessments.
Chapter 28 indicates the wide ambit of HTA activities in Sweden, with patient involve-
ment in the assessment of many types of technologies and services. In Germany and
Taiwan (Chaps. 25 and 29), patient involvement in HTA is specified in legislation, and
it has been a strong policy focus of the Scottish Parliament (Chap. 27).

31.3 Approaches to Patient Participation

In general, the various programs follow the approaches detailed in Chap. 6 though
the level of involvement varies. All of the HTA programs covered in this part offer
opportunities for patient organisations to provide input, and some allow individuals
to provide comments to committees or multi-stakeholder advisory groups. In some
cases, these processes are still being developed. Also, submissions may be consid-
ered without feedback to the patient organisation or individual, so that there is no
interactive component in the process. There is increasing inclusion of patient repre-
sentatives on committees (Chap. 21) typically through nomination by patient organ-
isations. In Germany, patients and organisations are involved in the entire process
including preparation of HTA reports but are not permitted to vote. Committees
may include both topic-related patient representatives who are knowledgeable about
the technology under consideration and permanent representatives with method-
ological or general expertise.

Most of the HTA bodies provide details of training and support for patient
organisations and individual patients and caregivers. This includes written materi-
als aimed at patient organisations and plain language summaries for a broader
audience. Some examples are provided of summaries and versions of HTA reports
that are intended to be easily understood by patients (Chaps. 20, 23, 28 and 30).
Support from PCORI (Chap. 30) includes availability of an engagement rubric as
a framework for how patient involvement can be incorporated through the research
process. Development of this is continuing. Some support is more extensive includ-
ing legal and methodological advice (Chap. 25) and availability of engagement
officers to assist projects (Chaps. 21 and 30).
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Communication of HTA findings to patients and caregivers is generally good, with
approaches still emerging in some of the more recently established programs. The
impression is that this aspect has improved over the last few years with appropriate
transparency in assessments. Some limitations remain, as with the arrangements for
PBAC decisions mentioned in Chap. 19, though these seem to have improved since an
earlier review that considered the level of disclosure to be poor compared with the
requirements of other regulatory processes (Productivity Commission 2005).

31.4 Research into Patient Aspects

Use of QES by some programs is discussed (Chaps. 21, 22, 27 and 28) with infor-
mative examples of its application. The need for qualitative methods is noted in
Chap. 29. Whilst use of the analytical hierarchy process is described in Chap. 25, no
country appears to have used discrete choice experiments.

All the methods presented in Part II may be options for the future, giving oppor-
tunities to broaden assessment approaches and patient involvement. Some of the
methods are time-consuming and expensive and may require specific research
expertise. That suggests the need for selection of appropriate methods for specific
HTAs, with a clear understanding of why an approach is being used and of its
expected contribution to the decision-making process.

In Chap. 24, details on the development and structure of the Patient and Social
Aspects domain of the EUnetHTA Core Model® give a useful account of issues to
be considered and relationships to other parts of the HTA process. The HTA Core
Model® was helpful to the Italian program in overcoming diffidence towards the use
of qualitative methods (Chap. 26).

Use of focus groups and interviews is referred to in Chaps. 21 and 22 as approaches
for getting descriptive information rather than full qualitative research, when available
secondary data are not sufficient. Recruitment of suitable participants may be difficult
and time-consuming, possibly causing delays to HTA projects.

31.5 Challenges and Limitations

31.5.1 Input from Patient Representatives

Recruitment and training of patient representatives on committees and obtaining
their appropriate input to discussion continue to be demanding. To their credit, most
of the programs are active in seeking improvements in these areas. Examples include
a focus on finding ways to learn from patients, rather than adhering to fixed pro-
cesses (Chap. 27), a project on inclusion of patient involvement in a systematic and
rigorous way (Chap. 28), evolution of approaches to involve and encourage patient
participation (Chaps. 23 and 27) and pilot studies on patient preferences (Chap. 25).
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31.5.2 Resources and Timelines

Including patient involvement in an HTA program is resource intensive. Suitable
support must be provided for patient representatives to participate in committees
and other areas of involvement. Organisational requirements for patient involve-
ment place additional demands on HTA programs. Expertise in some of the research
methods used to obtain information about patients’ preferences and perspectives
can be limited within an HTA body and may need to be provided by external con-
tractors. HTA programs can come under scrutiny by government organisations
seeking budget savings. Committing limited funding to patient involvement may be
difficult for programs, and government support for some initiatives can be uncer-
tain. Chapter 19 mentions discontinuation of funding for patient impact statements
that included details of how a condition affected patients’ daily lives and the impact
on caregivers.

As discussed in Chap. 27, patient involvement may become challenging with
rapid HTAs, with pressure both on patient organisations and HTA program staff. A
need is seen to develop rapid quality evidence synthesis methods for use in rapid
evidence reviews which form a major part of the Scottish HTA program.

31.5.3 Measuring Qutcomes

The outcomes of patient involvement in HTA are of considerable interest but often
difficult to specify or quantify. Such details are needed to refine approaches taken
by HTA bodies, to provide input to reviews of the HTA programs and requests for
funding and for feedback to patient organisations. The extent of patient involvement
can be documented through recording receipt of communications from patients and
caregivers, for example, through use of patient input templates, as discussed in
Chap. 21. Communication by the HTA program with patient organisations and other
stakeholders can also be recorded. But beyond this basic level, there are issues of to
what extent patient involvement has influenced the preparation of HTAs and the
decisions that they inform.

At one end of the spectrum, there are cases where patient involvement has clearly
had a major influence on the scope or organisation of an HTA. Several excellent
examples are given in the chapters from the HTA programs and are worth docu-
menting and publicising. But the influence of patient involvement on some assess-
ments will be less obvious. Chapter 21 notes it is challenging to track the input of
information collected through templates on HTAs or deliberations, and Chap. 25
points out barriers to evaluation of patient participation in committee meetings.
Routinely including a section on patient-related issues in HTA reports may be help-
ful, as may occasional reviews of the HTA program (Chaps. 21 and 30). PCORI
(Chap. 30) describes an evaluative framework characterised by questions from
patients and other stakeholders on the approach to patient outcomes research and
effects on decision makers and outcomes.
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31.6 Patient Involvement in HTA-Based Decision-Making

As noted in Chap. 1, the new WHO directive supporting the use of HTA to inform
decisions about universal health coverage could have significant impact on develop-
ing countries with scarce resources. HTA is promoted as a systematic and transpar-
ent framework to inform decision-making. There would be general agreement in the
HTA community with this, but also recognition that such a framework will still not
lead to consistency in the transparency of the decision-making processes them-
selves. Transparency in decision-making depends on the political constructs of the
countries and regions and is part of the political process both for government and
non-government decision makers. Decision makers should not ignore HTA findings
and recommendations, but they do not have to accept them. Typically, HTA will be
one of several inputs to the decision-making process. Other factors considered by
decision makers include political views, existing policies, administrative feasibility,
timing and equity (Ross 1995). Also, HTA is not confined to evaluation of clinical
and cost-effectiveness. Other areas frequently considered by HTA in provision of
advice to decision makers include safety, burden of disease, budget impact and
social issues. In principle, there could be a major role for patient involvement in
poor countries through providing input on issues with the safety and effectiveness
of available health technologies and services.

31.7 Future Directions

As discussed in Chap. 5, patient involvement initiatives in 2005 included prepara-
tion of a discussion paper by INAHTA and a survey of its member agencies. Various
challenges associated with patient involvement in HTA were identified, and some,
as presented in Chap. 5, continue to be present (Facey and Stafinski 2015).
Difficulties included issues with time constraints when projects were carried out in
response to urgent requests and the need of resources for identification and training
of suitable organisations and individuals (Hailey 2005). A follow-up survey of
INAHTA agencies suggested that the level of patient involvement remained rela-
tively limited with little inclusion of consumer perspectives in assessment reports
(Hailey et al. 2013).

The experiences of the programs in different countries presented in Part III
show the considerable progress in patient involvement in HTA that has been made
over the last decade following the earlier initiatives. As well as the substantial
efforts of the HTA community, there is growing acceptance within bureaucracies
that patient involvement has a valuable place in decision-making. There is also, in
general, increased sensitivity at the political level to patients’ rights and perspec-
tives and to pressures via social media.

However, whilst there have been substantial advances in many countries, patient
involvement in HTA is still a work in progress. The arrangements for patient
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involvement and interaction with HTA programs are still evolving. Projects or plans
for the programs include broader involvement with patient organisations with fur-
ther training and support. Several programs are concerned with better analysis and
documentation of patient input to assessments and recommendations. As noted in
Chap. 21, better links are needed between patient input to HTA and for what and
how it is utilised. Further development of qualitative methods and methods for qual-
itative evidence synthesis is also seen as necessary.

Changes within ministries and in government policies have consequences for
HTA, including patient involvement. In some countries, these changes have been
rather frequent, and the associated administrative arrangements can be complex. It
is not unknown for there to be pressure on bodies to provide faster HTA findings,
with limited resources (Chap. 19). With HTA bodies that are external to the health
ministry, difficulties may be compounded by delays within bureaucracies in
responding to draft reports or providing confirmation of support for an assessment.
Political sensitivities and demands on HTA bodies are touched on in several chap-
ters (Chaps. 19, 21, 25, 26 and 27).

Effective patient involvement in HTA depends, among other things, on informed
and appropriate input from patient organisations. There will be limits to what can be
done from their usual resources, and this could become an increasing difficulty as
inclusion of patient involvement in HTA projects widens. Limitations in support for
patient organisations are mentioned in Chaps. 22, 25, 27 and 28. Sources of funding
may need to be identified to ensure that patient organisations are a sustainable
resource for HTA. Several chapters raise the issue of deciding which technologies
should have patient involvement in their assessments, but there is also the issue of
which questions or aspects of a technology require such input. For example, assess-
ments considering relatively minor changes to devices might or might not warrant
patient input.

With these various pressures, HTA programs may find themselves between a
rock and a hard place. Inclusion of patient involvement in rapid HTAs seems par-
ticularly demanding of both patient organisations and HTA programs. As indicated
in Chaps. 21 and 27, flexible approaches will be needed as appropriate for each
HTA program and assessment topic, taking account of both timelines and available
resources. HTA programs will also have to further develop their ability to routinely
record and report on the contribution of patient involvement activities to the prepa-
ration of assessments and of advice to decision makers.
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Chapter 32
Discussion: Patient Participation in
HTA—Evidence of Real Change?

Durhane Wong-Rieger

32.1 Introduction

Only a few years ago, it was unlikely we would find enough evidence of patient
involvement in HTA to fill a chapter, let alone a whole book. Clearly, progress has
been made, and undoubtedly there will be much more to come; nevertheless, it may
be timely to ask: How much real change has taken place in HTA bodies and, as
importantly, what has been the impact? This chapter explores this question by con-
sidering the evidence from the various countries and/or regions presented in Part
III. My own experience, working with patient organizations in Canada and interna-
tionally via TAPO, allows me to critically review processes from the perspective of
patient advocates who are keen to be involved in HTA processes. First, there are
systematic similarities and differences in the ways in which patients are participat-
ing in HTA reflecting ideological, developmental, and cultural factors. Second, the
goals of stakeholders for patient participation vary both within a healthcare system
and across systems, with some goals naturally more conducive to patient involve-
ment than others. Third, there are conditions that support or detract from patient
participation in HTA, and examination suggests some best practices that we can
build upon.

32.2 Evidence of Increasing Patient Involvement

As laid out for each country or region in the preceding chapters and succinctly sum-
marized by Hailey in Chap. 31, the number of HTA institutions reporting patient
involvement has increased, especially over the past few years. However, the scope
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Fig. 32.1 Patient involvement in HTA: country differences

and nature of the involvement are quite varied. Nevertheless, while we are clearly in
an era of exploration and experimentation, the discussions in this book suggest there
may be convergence toward similar if not yet best practices.

HTA assessments initially included only patient-based evidence that met “scien-
tific” standards of collection, measurement, and analysis primarily quality of life
measures as part of clinical trials. The patient and caregiver were not active partners
but subjects in the production of patient-based evidence responding to question-
naires including validated instruments.

As patients mounted, pressure to have an active voice, HTA institutions have
responded in various ways. As shown in Fig. 32.1, three of the HTA systems pre-
sented here do not have a process for direct patient input, incorporating only pub-
lished secondary source data or primary data collected by the HTA body from expert
or reference groups. Nevertheless, it appears that all are interested in moving toward
means for direct patient input, whether at a national level (Sweden, Italy) or region-
alized HTA level (Denmark) (Chaps. 22, 26, and 28).

Some HTA institutions have opened a pathway for individual patients and care-
givers to provide direct input on a specific technology under review, which consid-
erably lowers the barriers to involvement. Being provided questions to answer and
a template for preparing the submission, patients and patient groups may share the
experience of living with a condition or the consequence of not having a specific
therapy with little or no training in HTA. Taiwan has implemented a process for
patient and caregiver testimony, albeit limited to a 300-character written submission
to the appraisal committee (Chap. 29). Brazil does not solicit input prior to the
appraisal but does publish proposed HTA recommendations on their website for
patient and public commentary (Chap. 20). Perhaps not coincidentally, these
jurisdictions assure patients (public) the legal right to participate in health policy
and/or healthcare decision-making.
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Institutions in some countries (Germany, England/Wales, Scotland, Canada,
Australia) receive patient experiences and opinion through patient groups, net-
works, or consortiums (Chaps. 19, 21, 23, 25, and 27). This pathway has several
advantages, including reducing the number of submissions, acquiring summary
experience and opinion, and improving the quality of input. Because most partici-
pating groups are designated, registered, or otherwise solicited, the HTA body has
the opportunity to improve the quality of the input by structuring the format and
supporting education and/or training.

Appointment of patients and/or patient representatives to appraisal and decision-
making committees represents a higher level of participation and, depending on the
country, has proceeded, succeeded, and coincided with the development of a patient
group submission pathway. Interestingly, patient representative roles vary across
institutions, as do their qualifications. While all appointees are required to represent
patients writ large, in some committees they are technically public representatives
(Canada) or lay members (England/Wales) and in others may be nominated by the
patient organizations (Germany, Australia). The scope and level of participation
also differ, from providing comment only on specific technology assessments to
involvement in therapeutic category reviews to health services redesign.

There are three countries where the HTA deliberation process is open to patients
and/or the public (England/Wales, Scotland, and Germany) although the format
varies.

32.3 Goals and Impact of Patient Involvement

It is difficult to determine whether patient involvement has had a meaningful impact
on HTA outcomes as outlined in Chap. 16. Beyond the ethics and politics of patient
participation, it was suggested that patient-lived experience with the condition
and/or therapy would enhance the quality of the assessment and by extension lead
to recommendations that were individually more appropriate and in aggregate the
best allocation of health resources. However, measuring the impact on quality of
recommendations may be difficult, at least in terms of objective indicators. We can
ask whether there has been better access with patient input (obviously, access
should not be worse). As importantly, does patient participation lead to develop-
ment of access criteria that are appropriate, including specification of optimal use,
right patients, realistic start-stop criteria, and realistic outcome measures?

Subjectively, one can ask whether the opportunity for input has led to better
acceptance by patients and patient groups of allocation decisions, in particular, neg-
ative, restrictive, or delayed decisions. Indeed, patient protests and public demon-
strations of HTA recommendations in countries like Scotland, England/Wales, and
Canada, which ostensibly offer the highest degree of integration across the HTA
spectrum, belie that conclusion.

The participation of patients (and advocates) can also be examined from the
perspective of each stakeholder’s goals for patient involvement. The following
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briefly summarizes the overarching goal, the benefits, and the potential risks for
each stakeholder. The sponsors of HTA (usually the payers) have both a political
goal of optimizing the approval of their constituents (voters or insurance plan spon-
sors) and a business goal of assuring sustainability or profitability of their medicines
programs. What they can gain from patient involvement is support (or lack of acri-
mony) for allocation decisions as well as adherence to usage guidelines, which (if
accurate) would ultimately achieve health outcomes and optimal use of resources.
Conversely, patient participation could lead to unrealistic expectations as well as
disagreement with HTA decisions.

HTA bodies are themselves stakeholders with an acknowledged political goal of
delivering justifiable recommendations that also meet the budgetary concerns of their
sponsors. From the perspective of the technocrats, the goal is to ensure these recom-
mendations are credible and defensible. To the degree that patient-experienced evi-
dence does add to the scientific evidence and enhances the overall data interpretation
and synthesis, the quality of the assessment is improved. The potential risks include
bias or dilution of the data or process as well as time delays and resource demands.

The providers of technology, usually shareholder companies but also research-
ers, are often seeking recommendations that would make the technology available
to as many users as (appropriately) possible to generate highest return on investment
and/or increased research investment. It is anticipated that patient input would gen-
erate rationale for use, articulate preference for new technologies, and apply pres-
sure for broader access. The challenges are potential time delays and the resources
required as well as perceived conflict of interest if there is too much interaction.

The users of the technology include a broad group of stakeholders from patients
and caregivers to patient organizations and healthcare providers. The common goal
is to have access to the “best” technology (matched individual desired outcomes),
which is also affordable and sustainable. To the degree that patient involvement
results in usage guidelines that are based on (realistic, informed) outcomes and
values important to patients, patients and carers will accept and adhere to treatment
options. The challenges for the patient stakeholder are access to information, time,
and resources to educate “ordinary patients” in order to provide meaningful input
and influence post-HTA recommendation.

How could stakeholder goals be shaping patient involvement in each of the coun-
tries presented here? In countries where the sponsor at the political level has a leg-
islated or institutionalized mandate for patient (public) involvement in health policy,
namely, England/Wales, Germany, and Scotland, the HTA bodies have evolved
highly structured and clearly defined mechanisms for patient consultation and input.
Brazil and Taiwan with similar legislated mandates but at an earlier stage of HTA
development have also provided structured online tools for patient input, albeit in
simpler forms. In all of these settings, individuals have an opportunity to contribute
(either through designated patient networks or by direct outreach to individuals). In
these jurisdictions, there are efforts sponsored by HTA bodies to educate about HTA
and the mechanisms for contribution (although efforts may be just starting in
Taiwan). In the more developed HTA bodies (NICE, SMC), there have also been
efforts to work with the patient organizations to improve communications, design
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input tools, and promote opportunities for comment on summaries of the patient
submissions or recommendations. Accountability to the patient community (through
patient organizations or networks) appears to be a cornerstone of the legislated or
rights-based process. Thus, we anticipate that HTA bodies in Brazil and Taiwan will
follow through on at least some of these emerging best practices.

In some jurisdictions, HTA bodies only really consider traditional clinical and
cost-effectiveness evidence from literature reviews or submissions and may be
“arms-length” from the sponsoring entity (government or healthcare provider),
such as the case with IQWiG in Germany, CADTH in Canada, TLV in Sweden,
PBAC in Australia, and AGENAS in Italy (Chaps. 19, 21, 26, and 28). In these
settings, patient involvement may be limited, influenced by the perception that
patient input is of lower quality (grounded in individual experience and potentially
biased) and that it is difficult to integrate (often qualitative) patient input with
scientific evidence.

Another confounding factor is the belief that the goals of the sponsors/payers
(and their HTA institutions) are in direct conflict with those of the users (primarily
patients but also healthcare providers). Thus, there is a tension created between
patient-user goals of optimal individualized access and the plan sponsors’ goal of
efficient allocation based on modal needs (not outliers).

As noted previously, in these settings, patient input may be collected by the HTA
bodies through secondary sources or from “expert” patient entities to meet quality
standards and to reduce disease-specific patient bias (Italy, Sweden, Denmark). This
is the case in Sweden: where patient involvement is organized by TLV and mostly
consultative, with patient groups serving as “references” to provide context informa-
tion and input on prioritization, and serving on governance board (but not appraisal
committees). In many cases, patients raise skepticism about perceived tokenistic
involvement with limited transparency and impact on HTA recommendation.

In some countries, patient advocates are trained to produce better quality (less
biased) input. In Italy, the Summer School for Civic Leaders in HTA was organized
by citizens’ organizations (Cittadinanzattiva/Active Citizenship) and delivered with
the support of staff and researchers from the HTA body.

Finally, the perceptions of an overly close alignment between the health technol-
ogy developers and patient interests may be used to contain or minimize patient
involvement. To that end, patient organizations may be required to declare potential
conflicts of interest based on contributions from pharmaceutical companies (Canada,
England/Wales, Scotland). In other jurisdictions, the role of the health technology
developer to influence HTA is also limited (Brazil, Taiwan, Sweden).

32.4 Changes in HTA and Future Patient Involvement

Despite the burgeoning evidence of increased involvement, it is important to ask
whether patient involvement is fundamentally changing how HTA arrives at recom-
mendations. Otherwise, what is the point? In parallel processes, we can point to the
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influence of patient input on technology innovation (patient-focused medicine dis-
covery), clinical trial design (e.g., no placebo, crossover designs, and shorter trials),
patient outcome measures (use of patient-reported outcomes including quality of
life), regulatory assessment of benefits and risks (respecting patient tolerance for
risks as trade-offs to addressing unmet needs), and even post-market monitoring, for
example, through enrolment in patient registries (Hoos et al. 2015). Nevertheless,
has patient-submitted evidence (quantitative and qualitative) and patient participa-
tion in HTA committees changed the assessment of clinical or economic evidence,
the dialogue around the evidence, and the deliberation to arrive at a decision?

As noted by Hailey (Sect. 31.5.3), “But beyond this basic level there are issues
of to what extent patient involvement has influenced the preparation of HTAs and
the decisions that they inform.” We recognize it is difficult to identify let alone mea-
sure indicators of impact, namely, in terms of decision outcomes. It is not possible
to conduct a controlled experiment, and even historical control does not provide
much help, since many other factors have also changed in terms of the technologies
and the evidence, thus the limitations of quantitative scientific inquiry. While we
could do a qualitative reading of process and recommendations pre- and post-patient
involvement or compare between institutions with and without patient involvement,
few institutions provide the requiste level of detail, especially those without a patient
component, hence the lack of qualitative data for analysis.

One particular area where patient involvement might be expected to have an
important influence is the assessment of technologies with high uncertainty attached
to the available evidence such as breakthrough therapies, potential cures including
gene therapy, medicines for rare diseases or niched population and often with high
per-patient costs, and lack of standardized comparators. There is little evidence that
HTA has been amenable to change that would better assess the “place in therapy” of
these technologies and thus their true value.

NICE in England and Wales has provided a separate pathway for “highly special-
ized technologies” for very small patient populations, which does not apply tradi-
tional HTA methodologies of assessment or appraisal (NICE 2016). Scotland has
established a Patient and Clinician Engagement process to evaluate medicines for
end-of-life and rare conditions (SMC 2014). Australia has created the Life Saving
Drugs Program (Australian Government Department of Health 2016) to provide
access to “expensive and life saving drugs for serious and rare medical conditions.”
There have been similar schemes in other jurisdictions, many at regional and hospi-
tal levels but none contributing to a fundamental change in how HTA is applied to
innovative technologies.

It has been noted that “[u]ntil recently, HTA has relied on RCTs,' systematic
reviews, meta-analyses, and cost-effectiveness analyses, all conducted before mar-
ket entry” (Lewis et al. 2015 [4116]). And while managed entry arrangements,
including risk sharing, pay for performance, and coverage with evidence develop-
ment, have been used in Europe, North America, and Australia, especially to pro-
vide “early access” to medicines for illness that are serious or life threatening, these
have not been systematically or consistently employed (Stafinski et al. 2010). Thus,

'"Randomized controlled trials
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even as patient involvement is increasing, there is little evidence that HTA processes
are themselves evolving not only to better accommodate patient-based evidence and
participation but also to meet the assessment needs of new technologies. Even the
most cursory application of “change models” suggests no shift is taking place.
According to Lewin’s three-stage model (Schein 1996), there would need to be
some indication of “unfreeze” from current methods, “change” toward new meth-
ods, and subsequent “refreeze.” Similarly, Adkar’s stages of change start with an
“awareness of the need to change” followed by the “desire to change” as preludes to
gaining the knowledge, expertise, and reinforcement for change (Prosci 2016). No
actions indicative of this change process are apparent with the HTA institutions
although innovative programs like the IMI’'s ADAPTSMART (2016) are being
piloted in Europe.

Similarly, in low- and middle-income countries where universal health coverage
is newly emerging, a legitimate concern is whether HTA will lead to better alloca-
tion of limited healthcare resources, as has been suggested by the World Health
Organization (2016) among others. Or can an “enlightened” HTA process also
allow for the introduction of new technologies, as desired by the patient groups?
Moreover, what will be the role of patient involvement in establishing the goals of
healthcare and health resource allocation? Finally, if patient input contributes to a
quintessential HTA process based primarily on RCTs, quantitative QOL scales, and
cost-effectiveness and cost-utility measures, it may result in outcomes that will jus-
tify rationing of healthcare without real consideration of patient goals and patient
values, and this may not lead to either better outcomes or to better acceptance.
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Chapter 33
Patient Involvement in Medicine Development
and Assessment

David L. Grainger

33.1 Introduction

Experts in regulatory and HTA agencies are urging the pharmaceutical industry to
make more effort to include patients’ perspectives in the medicine development
process to further improve the quality and relevance of evidence of effectiveness
and value. Indeed, much of the product development activity within companies is
geared around meeting goals for regulatory approvals and market access.
Therefore, the pharmaceutical industry has an interest in responding to changes in
how these agencies consider evidence and make decisions. Many companies make
considerable effort to involve patients during the development process as an
essential part of improving the overall efficiency of that process. The pharmaceu-
tical industry is benefiting from insights that improve the efficiency of medicine
development, while ensuring patient organisations are able to become involved in
regulatory and HTA processes. International and national guidelines provide gov-
ernance to the process and ensure this involvement will occur transparently, with-
out influence and without any overt promotion of specific products (European
Federation of Pharmaceutical Industry Associations 2011; Perfetto et al. 2015).
This chapter will review the evolution and value of patient involvement in medi-
cine development and assessment processes, discuss legal constraints on commu-
nication between the pharmaceutical industry and patients and the importance of
patient education and training.
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33.2 Historical Perspective

Patients as individuals have been growing more empowered and involved in the
health system, particularly due to the increased access to health-related informa-
tion via the Internet (Dewulf 2015). Patient organisations have also emerged as
sources of support and education for individual patients as well as powerful advo-
cates and lobbyists for the interests of their constituents (Chap. 35). While this
initially focused on overall access to quality care, the issue of timely and afford-
able access to new treatments has emerged as one of the main interests of patient
groups. The pharmaceutical industry shares this objective of timely and afford-
able access.

In most jurisdictions there is concern that involvement between the pharma-
ceutical industry (‘the industry’) and patients may result in undue and inappropri-
ate influence on their decisions. Other than in the United States and New Zealand,
direct promotion to patients is illegal. While reactive communication (responding
to patient calls for specific information or conducting clinical trials) is permitted,
it is heavily regulated to ensure patients are protected from inappropriate
promotion.

This evolution of the voice of patients and their relationship with the pharma-
ceutical industry has been the subject of attention in the past decade. As HTA
grew as the ‘fourth hurdle’ on the way towards affordable access, the industry
was accused of attempting to capture the policy agenda of patient groups. While
a study in the United Kingdom failed to confirm this was the case, it did con-
clude that ‘the shallow approach to transparency adopted by the majority
of companies and groups strengthens critiques of undue influence’ (Jones
2008 [941]).

Fortunately, there has been a maturing of the relationships. Many industry
codes of conduct now require acknowledgement of financial relationship
between companies and patient groups (Francer et al. 2014). Multiple stake-
holders call for frameworks for the involvement of patients in medicine research
and development and assessment of value. Barriers to increased patient involve-
ment include a lack of resources and expertise at patient organisations given the
wide range of policy issues where their contribution is sought. There is there-
fore a need for education and training of patient advocates, and in the absence
of support for this from health systems, industry is often called upon to fund
such programmes. This may be an appropriate role provided transparent, inde-
pendent third-party experts are used, and specific medicines or technologies are
not the focus. For example, the European Patients Academy on Therapeutic
Innovation (EUPATT) was established in 2012 to deliver training to patient rep-
resentatives across Europe. This was a patient-led initiative supported by a
multi-stakeholder consortium of patients, academia, industry and not-for-profit
organisations (Pushparajah et al. 2015).
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33.3 Patient Involvement in Evidence Development

The pharmaceutical industry needs to better manage the time and cost of clinical trials
and seeks to improve patient recruitment, adherence to protocols and reducing drop out.

Many companies now recognise that developing compelling evidence of gains in
patient-relevant outcomes requires early involvement of patients. Bringing patient
insights to the product development process helps focus clinical trial design on the
most appropriate endpoints (clinical and patient-reported outcomes) and eases trial
participation. Industry has a social contract with patients in regard to participation
in clinical trials and must ensure participation is an acceptable burden. Lengthy
study visits, extensive surveys and collection of seemingly meaningless data all
impair trial participation and completion. The pharmaceutical industry has a vested
interest in efficient and timely completion of such trials and now values increased
patient involvement. In addition, industry needs to grasp the opportunity to improve
some specific trial contexts such as paediatric indications, where parental input
would lead to improved protocol design. Collaboration between patients with expe-
rience of the condition under study and clinical trial teams means the patient per-
spective is more likely to be integrated into protocol development. Trial reports are
more likely to include outcome measures that show where the new technology adds
value (Hoos et al. 2015). This collaboration is vital for patient needs other than
routinely measured clinical endpoints (e.g. fatigue or difficulty in taking medica-
tion). Involvement of patients may take multiple forms including surveys, expert
panels and online engagement.

More recently, some patient groups have recognised they can add more value to
the overall process by contributing during medicine development than they can at
the HTA stage (Low 2015). An example of this is the United Kingdom’s Melanoma
Foundation, which has developed sophisticated capability to provide patient input
to all phases of clinical trials. They established a clinical trial network involving 35
hospitals across the United Kingdom, providing opportunities for patients to con-
tribute to the development of studies via this network. The pharmaceutical industry
is partnering with such organisations, recognising it as an efficient and effective way
of improving trial design.

Regulators have also developed mechanisms to involve patients in their pro-
cesses to inform the advice they give on the design of clinical trials and in their
assessment of efficacy and safety. Examples can be seen in the Patient Focused
Drug Development initiative in the United States (US FFDA 2016a) and EMAs
work with patients (EMA 2016).

Overall, industry can learn more from various public sector efforts to include
patients in the design and implementation of clinical trials, guideline development
and even grant review processes. Some of these efforts are critical of the ‘one off’,
single event nature of patient involvement, advocating instead for more continuous
involvement throughout a trial. The pharmaceutical industry efforts could benefit
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from consideration of these recommendations, as the industry approach is currently
more ‘one off’, for example a meeting to review a protocol design. The FIRST
model reported by rheumatology researchers is an example of the more considered
structural involvement from which industry could benefit (Hewlett et al. 2006).

33.4 Demonstration of Value

It is increasingly recognised that patients can contribute to the HTA process in two
areas: the experience of living with the particular condition that the new technology
is intended to treat and preferences for general therapeutic approaches or specific
attributes of the technology (Facey et al. 2010). This is reflected in both building
patient insights into clinical trials and encouraging patients and advocates to bring
these insights to HTA processes.

Patients’ perspectives help understand how important (or not) a particular change
in a clinical trial endpoint may be for patients outside of the trial setting. The change
in the endpoint may be statistically significant, but how important is that to patients?
Does it really matter? An often-quoted example is that of psoriasis. Regulatory stan-
dards refer to scores of the reduction in affected skin areas overall. However, patient
input highlighted that what matters is the improvement of areas of the skin most
often seen, such as the face and hands (Staley and Doherty 2016). This has led to a
change in how industry conducts trials in this condition, with increased use of mul-
tiple instruments to assess quality of life (QOL) as well as patients’ perspectives on
improvements in skin appearance.

33.5 Challenges in Patient Valuation of Specific Benefits
of a Medicine

Patient input in assessing value is especially important when the technology may
have attributes that improve overall patient outcomes, e.g. increased comfort, func-
tioning or easier use that improves long-term adherence. The pharmaceutical indus-
try develops medicines and devices to improve these areas, recognising that in
chronic diseases this may mean better long-term health outcomes. These attributes
have a value that should be assessed but may require a different perspective from the
outcomes that generally arise in the confirmatory clinical trials. This value may be
assessed using economic evaluation techniques such as discrete choice experiments
(Chap. 10).

The pharmaceutical industry is increasingly considering patient preferences. For
example, the IMI proposal for a new project called PREFER to develop recommen-
dations on how the results of patient preference studies could be incorporated in
applications for evaluation by regulators, HTA bodies and payers (European Cancer
Patient Coalition 2016). At this point, there are 17 companies participating in this
collaborative project. Another example is funding academic groups to undertake
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discrete choice experiments to elicit preferences for specific HTA submissions. The
industry sees a need for guidelines for dossier development in HTA systems to for-
mally acknowledge such analyses. In addition, industry researches patient insights
into conditions and treatments using a range of qualitative techniques and social
media. Much of this is unpublished and could be streamlined for incorporation into
HTA submissions.

A further consideration is the assessment of changes in health-related
QOL. Ideally, these are measured during the main clinical trials, using a stan-
dardised QOL questionnaire. The pharmaceutical industry has been criticised for
the lack of inclusion of QOL instruments in trials. These are now commonplace as
aresult of HTA body feedback, although it undoubtedly adds to trial costs. However,
it is still possible the questionnaire lacked sensitivity to detect effects related to a
particular product attribute. Other forms of patient input to the overall HTA process
then become even more important. The pharmaceutical industry and patient advo-
cates sometimes challenge the status quo for measurement of QOL in clinical trials,
recognising that many instruments are burdensome and difficult to apply to subse-
quent analyses (e.g. utility assessment).

In addition to QOL assessments and elicitation of patient preferences, PRO con-
tinue to receive attention. While the industry now uses improved instruments to
better capture PROs, it struggles with the trade-off between complexity and burden
in trials versus the value obtained. This complexity can be seen in the FDA Roadmap
to Patient-Focused Outcome Measurement in Clinical Trials (US FDA 2016b).

33.6 Pharmaceutical Industry Perspective on Special Cases:
Oncology and Rare Diseases

Some types of medicines and some disease areas create special challenges for HTA
(Rosenberg-Yunger et al. 2012). These challenges are especially apparent in oncol-
ogy. US pharmaceutical industry pipelines today contain approximately 800 com-
pounds for oncology, suggesting the role of patients in this area deserves special
attention (PhRMA 2016). The pharmaceutical industry also has to balance smaller
trial size and low patient numbers with the need to develop convincing evidence of
value. Surrogate endpoints such as progression-free survival are increasingly com-
mon outputs of oncology trials, while traditional clinical endpoints and QOL scales
may not capture all of the outcomes important to patients and caregivers.

Rare diseases present similar challenges. Increasingly, HTA agencies are recog-
nising there may be additional dimensions of value associated with patient experi-
ences of rare diseases and associated treatments (Hughes et al. 2016). This is
exacerbated by limited evidence of clinical effectiveness. Some agencies have con-
sidered multi-criteria decision analyses to help manage this (Sussex et al. 2013), and
others utilise strong deliberative processes, considering a wider range of evidence
and information as a more practical alternative (NICE 2016). The pharmaceutical
industry welcomes these developments as recognition of the challenge to develop a
robust evidence base when trials are small. While these developments are encouraging,
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they require processes for input from patient advocates and patients. This in turn
requires open and appropriate communication between product developers and
patient advocates.

33.7 How Pharmaceutical Industry Engagement Reflects
Differences Between Countries

It is well known that HTA processes differ considerably between jurisdictions
(Muhlbacher 2015). In some, the HTA body controls all aspects of the process from
application for reimbursement through to pricing negotiation and post-reimbursement
reviews. In other cases, the HTA process may be more separate. It completes assess-
ments of new technologies that are then taken up by a separate agency for pricing
and reimbursement decisions. This influences how stakeholders become involved
with these processes and on how industry views this engagement.

In the former, the manufacturer triggers the process and is likely to communicate
to patient organisations that the technology has been submitted. In the latter, mecha-
nisms are needed for patients to become aware of the selection of technologies for
review. This needs clear processes on patient involvement and the industry has an
interest in this awareness process. For example, if it involves publication of committee
agendas in advance, the industry will want to balance commercial competitive con-
cerns alongside providing sufficient lead time for patient organisations to respond.

Some HTA systems allow patient involvement via several mechanisms. Each has
relevance to the interaction between patients and industry. One approach is the presence
of one or more patient advocates on appraisal committees. In this instance, the advocate
may interact with multiple patient organisations and receive submissions from individ-
ual patients and organisations. While industry applauds this, published data may be
limited at the time of the first assessment. This may require increased dialogue between
the patient representative on the committee and the manufacturer. Likewise, if the patient
representative reviews submissions from individual patients and organisations, any sup-
port received from the manufacturer needs to be transparent and appropriate.

Another option is submissions from patients and organisations via a web-based
template. Again, associations with the sponsor company need to be disclosed. It is
also helpful for patients submitting via such templates to be able to review informa-
tion on the new technology, if local regulations and codes of conduct permit this.

33.8 Barriers to Effective Communication
Between Manufacturers and Patients

As described in 34.2, in most countries patients have been ‘protected’ from com-
munication directly with the pharmaceutical industry. This is to prevent inappropri-
ate promotion which might bypass the role of the medical practitioner as prescriber.
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However, an unintended consequence is that it is difficult for companies to provide
information on products that might be useful to patient advocacy organisations in
making submissions to or otherwise becoming involved with the local HTA
process.

In response to this, some agencies act as a trusted intermediary, receiving infor-
mation from the pharmaceutical company in a set format and making it available to
patients for these purposes of involvement. The Scottish Medicines Consortium has
had such a mechanism in place for many years (SMC Guidance for Submissions
2016), and it is also emerging in evolving HTA processes such as Taiwan (Chap.
29). Several codes of conduct address this issue (Francer et al. 2014). Some have
been developed by umbrella patient advocacy organisations such as the International
Alliance of Patient Organisations (IAPO), guiding member groups on how best to
engage with companies. Likewise, national and regional industry association codes
of conduct and ‘user guides’ can help member companies engage with patient
groups. However, there is a trend towards HTA being applied earlier in the process
of medicine review and approval. For example, Australia now allows parallel sub-
mission to both the national regulatory agency (the Therapeutic Goods
Administration) and the national HTA organisation for medicines (the Pharmaceutical
Benefits Advisory Committee). Patient advocates may be in a position to comment
on a medicine that has not yet received its final regulatory approval, and in such
circumstances companies are legally prevented from providing any information on
that medicine to patients.

33.9 Capability Development, Training and Education

In addition to the communication of appropriate information on a new technology
under HTA review, there is also a role for the pharmaceutical industry to support
capability development, education and training. Even in HTA systems that recog-
nise the importance of patient involvement, there are few public resources to sup-
port that involvement. Therefore, the pharmaceutical industry has filled that gap in
some jurisdictions. Provided it is at arm’s length and is transparent, this serves the
need and enables patient involvement where otherwise it may not occur.

There are examples of successful programmes supported by the pharmaceutical
industry and delivered to patient advocates via an appropriate third party. One is the
annual programme delivered by the London School of Economics, supported finan-
cially by several companies and attended by patient advocates from across Europe
(Training and Capacity Building, European Federation of Neurological Associations
2016). It provides education on the basics of HTA and equips advocates for involve-
ment. Companies have also worked directly with experts in this area to develop
online or in-person resources designed to introduce HTA concepts and help patient
advocates engage with their local agency. The eMEET programme is an example of
this (Medicine Evaluation Educational Training 2016). This virtual resource is freely
available on the HTAi website and has been used by some patient organisations to
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educate their members, for example in Taiwan. The pharmaceutical industry also
provided an unrestricted research grant to support the development of the HTA{
Values and Quality Standards for Patient Involvement in HTA (Chap. 1).

33.10 Conclusion

The increasing involvement of patients and patient advocates in regulatory and HTA
processes is a positive trend to be welcomed by the pharmaceutical industry. More
work is needed to optimise the value of this input. However, the pharmaceutical
industry recognises the importance of capabilities within advocacy organisations to
enable patients’ perspectives to be considered. More support for education and
training will reduce the ‘noise’ of demands for access to a particular technology and
replace it with information that is truly useful to an appraisal committee. However,
this requires clarity of the role of the pharmaceutical industry as one of the sources
of information to help patients and advocates contribute to the HTA process. Due to
legislative and codes of conduct limitations, the pharmaceutical industry itself needs
to be mindful about information it can convey to patients about a new technology
and when it can convey it. Likewise, it is critical that interaction between the phar-
maceutical industry and patients in no way diminishes the value and credibility of
that patient input. Finally, there is much to be gained if the pharmaceutical industry
expands its efforts to involve patients in the design of clinical trials, recognising it
has long-term benefits for reducing trial costs, improving overall efficiency and
helping to ensure the relevance of the data being generated.
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Chapter 34
Medical Technologies: Involving Patients
in Development and Assessment

Victoria Wurcel, Sophie Cros, Sebastian Gaiser, Lisse-Lotte Hermansson,
Katherine Jeays-Ward, Laura Norburn, and Markus A. Ott

34.1 Introduction

Medical technologies (med-tech) is the term used for health technologies such as
medical devices, in vitro diagnostics, medical imaging, health information and
communication technologies. Their value is largely determined by their ability to
address the needs of patients and care-givers. To understand and leverage that value
fully, the context in which med-tech is used needs to be accounted for in its develop-
ment and assessment. This includes individual patient characteristics and needs, the
way healthcare systems are organized and the experience of the users. Involving
patients from the outset in the design and development of med-tech allows their
specific needs to be considered, so safer and better-suited medical technology can
be developed and its value determined. Patients can recount any usability problems
and facilitate functionality improvements of med-tech. Patient involvement in HTA
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can help to tailor the assessment, allowing wider aspects of the technology’s value
(clinical, social and economic) to be considered. This chapter sets out the need for
patient involvement throughout the process, from design and development of med-
tech to HTA. It explains the challenges and provides examples of how patients are
involved in the development and assessment of different medical technologies.

34.2 Patient Involvement in the Development of Med-Tech

Patients are generally involved early in the development of med-tech products and
this can improve their satisfaction when medical technologies are made available
for use (Coulter 2008, Wressle and Samuelsson 2004). Patients involved in develop-
ment can feel empowered and in control of their care (Money et al. 2011). This can
lead to better compliance and improvement in self-management of chronic condi-
tions such as diabetes, where diagnostic technologies are used at home to guide
treatment (Maran et al. 2014) which in turn can translate into better health outcomes
(Sax et al. 2007). A reduction in device development time may also be seen, avoid-
ing costly design changes and product recalls (De Vito Dabbs et al. 2009). Patients
can provide different input according to the type of med-tech in question. Their
involvement, together with healthcare professionals’, will shape what the final med-
tech product will be like. For example, in the case of implantable devices, patient
input and evidence is highly relevant to shape their functionality (e.g. how it can be
implanted either through minimally invasive or open surgery) to minimize possible
negative impacts on daily life and maintain a positive body image.

As shown in Table 34.1 and the case study below it, med-tech products are usu-
ally developed through an iterative process where newer, improved versions are
continuously developed. Patients and care-givers are involved in every step of this
process. The end-results are med-tech products that are better suited to the prefer-
ences and needs of patients, care-givers and/or healthcare professionals. These ‘tai-
lor made’ med-tech products provide a wide range of benefits. This wider value
med-tech brings translates into specific considerations for HTA on med-tech which
will be the focus of Sect. 34.3.

Case Study: Patients Involved Throughout Med-Tech Design

Devices for Dignity (D4D) is one of eight Healthcare Technology
Co-operatives in England in receipt of public funding from the National
Institute for Health Research. It brings together academics, clinicians, patients
and charities, with innovators from med-tech businesses. A focus of D4D is
on ensuring that products preserve dignity and promote independence for
product users. D4D’s process begins by gauging the opinions of a range of
patients and experts within the relevant clinical area, to validate that the unmet
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need exists, and is of high priority. D4D then seeks to develop a solution with
a development team including patient representatives. The team employs iter-
ative processes to deliver a product that is likely to be commercially success-
ful, within the context of the intended use of the device, including development
of evidence to support adoption. An example of D4D’s approach is shown by
the development of a modular cervical orthosis (neck support) for those
affected by progressive neuromuscular weakness. In response to patient dis-
satisfaction with adjustability and the degree of support offered by current
devices, D4D has developed a novel alternative. Individual patients and their
care-givers have been involved throughout the iterative design and evaluation
phases, including through reviewing of grant submissions and trial design,
focus groups, design workshops, and concept and prototype reviews. This
ensures that the resulting device fits user needs. Through working closely with
a relevant charity the project received wide publicity within the Motor
Neurone Disease community, and funding from the charity.

Table 34.1 Examples of the process of patient involvement in med-tech development

Stage Aim Techniques used

Stage I—initial When a new project is defined: | Focus group

concept At country level—user needs * Individual contextual enquiry (interview
and values are established with patients in their context, doing
and scoping exercises are their daily activities, to gather raw data
carried out (with users) for later analysis)

Globally—product requirement | * Task analysis and usability tests

393

document is developed

(cognitive walk-through to see whether
a new user can easily carry out a specific
task related to a new med-tech product)

¢ Questionnaires

* Interviews

* Social media

Stage II— Validate and refine the concept | ¢ Focus group
validation and ¢ Individual contextual enquiry
refinement * Task analysis and usability tests
* Questionnaires
* Interviews
* Delphi techniques
Stage Iterative device design based Defined by regulatory requirement
[II—design around the needs and documents, scenarios, design plan.
preferences of users
Stage Pre-launch and post-launch * Usability tests

IV—evaluation

ongoing continuous
improvement process.
Suggestions and questions
about products gathered in
countries and then reported
through regional channels

* Heuristic evaluation (more holistic
usability inspection)

* Focus group

* Questionnaires

* Interviews
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34.3 Patient Involvement in HTA Processes for Med-Tech

34.3.1 Medical Devices

From an HTA perspective, patient involvement in the assessment of medical devices
relates to how well the device addresses patients’ needs. Patients can provide infor-
mation during the scoping phase of an HTA on issues such as the impact of disease
on daily life, experiences with current management strategies to ensure the right
comparators are selected, and to select appropriate patient outcome measures.
Patients can also provide comments on the functionality and ease of use of the device,
and how the device is addressing health needs, the impact on daily activities and
adverse events. Patients can contribute to information on what socioeconomic impact,
time and resource savings or increase are related to the use of the medical device.

From a methodological perspective, medical devices have specific characteristics
that make patient knowledge valuable to HTAs. Medical devices frequently undergo
product modifications (Marlow 2016) and there is often a ‘learning curve’, so a ‘steady-
state’, during which the device can be evaluated in an RCT is unlikely (Drummond
et al. 2008). The evaluation of medical devices can be seen as an iterative approach,
with revisions as more evidence (e.g. from patients) is gathered on effectiveness in real
life. RCTs may also not capture all patient-relevant outcomes—failing to reflect the
real impact of medical devices on social functioning and patient well-being—and
patient-reported outcomes can face limitations as specific validated tools do not exist
for all conditions (Nelson et al. 2015). Patients can contribute information about the
benefits of one device over another even when their clinical outcome is similar (e.g.
insulin pens vs insulin pump, different kinds of dressings or glucose monitors).

In spite of the importance of involving patients in the HTA of medical devices,
only a few countries have set up specific processes. In the case of France, opinions
from various stakeholders including patients or citizens have to be considered
according to the country’s internal process guideline Common Requirements to all
HAS Deliverables (HAS 2014). The assessment committee in charge of medical
devices (CNEDIMTYS) includes two patient representatives with voting rights
among their members. However, the assessments produced by the CNEDIMTS on
medical technologies provide a summary of clinical evidence but do not include a
section dedicated to patients’ testimonials or any type of qualitative evidence. In
addition, as committee member votes are secret, it is difficult to reflect on either the
process or the impact of the patient members of the committee.

In England NICE also has a formal process for the inclusion of patients’ perspec-
tives (see Sect. 23.6) and examples focused on medical technologies are presented
in Sect. 34.4. Most other European HTA bodies do not have formal processes for
patient involvement.

At the European level, while patients have been involved in EUnetHTA Joint
Action 2 as stakeholders, there have been limited opportunities for patient input.
Furthermore, in spite of submission of other forms of patient-based evidence col-
lected by manufacturers, the final reports of the joint HTAs (Rapid Effectiveness
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Assessments) have not referred at all to this evidence, considering clinical trials
only. The Shaping European Early Dialogues (SEED) Project (Chap 35) has
included patients in their meetings to provide scientific advice to med-tech develop-
ers. However, it was often difficult to include patients with the right expertise.

34.3.2 In Vitro Diagnostics (IVDs)

IVDs are tests performed on samples like blood or tissue. Unlike a therapeutic tech-
nology, they do not influence patient outcomes directly but deliver valuable diag-
nostic information to choose the best course of action with more certainty (Wurcel
and Int. VODI Platform 2016). The main challenge for HTA is how to measure the
benefit of that information and account for the related contextual factors (e.g. avail-
able therapeutic options after the test is applied, specific care pathways, who will
use the information). For example, the QALY has limitations when measuring the
value of IVDs, as they do not directly affect the quality of life and/or life years of
the patient (Rogalewicz and Jufi¢kova 2014). This highlights the specificity and
expertise needed to perform HTAs on IVDs, and could explain why experienced
HTA bodies in Europe such as NICE and NHS Scotland have set up specific pro-
grammes, guidelines and even decision making frameworks for diagnostics (NICE
2011); (NHS Scotland 2011).

HTA on IVDs begins by establishing the healthcare pathway in which the test will be
used. Patients can share critical points of their disease, available healthcare options and
potential for improvement. Patients can help HTA to measure the benefits of diagnostic
information by providing feedback on the value of a test from a patient perspective. This
might include how ‘usable’ self-administered tests are (e.g. blood glucose or coagula-
tion monitoring), and what patients think is most likely to be gained from diagnostic
information. Such gains include: more accurate diagnosis, faster access to test results,
better experiences waiting for test results, value of knowing or ability to make choices
on health status or prognosis, ability to plan for reproduction/work/retirement with
access to diagnostic information, to have a name for their condition, reassurance of non-
disease, less intrusive, painful or uncomfortable test, and less impediment of everyday
activities with self-testing (Wurcel and Int. VODI Platform 2016, HTAi 2014, 2017).

34.4 Practical Examples of Patient Involvement in HTA
for Med-Tech

The example below shows how patients have been involved in the assessment of
medical devices and IVDs by NICE.
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Example of Patient Involvement in HTA for Medical Technology: NICE

1. Atrial fibrillation and heart valve disease: self-monitoring coagulation
status using point-of-care coagulometers

The development of NICE’s diagnostics guidance involved two patients as
members of the advisory committee. They provided information on the ben-
efits of self-monitoring on psychological wellbeing in having a sense of con-
trol over the condition, reducing the need to attend clinics or hospital, allowing
patients to travel, visit and care for other family members. Issues with vari-
ability of access to self-testing strips in the NHS, that restricted patient’s free-
dom in terms of moving house (as the testing strips may not be available in
their new location) were also highlighted. These contributions led the com-
mittee to conclude that the cost-effectiveness analyses presented as part of the
evidence did not fully capture the benefits for patients (NICE 2014a).

2. Children with scoliosis: the MAGEC system for spinal lengthening

For NICE’s evaluation of the MAGEC system a parent of a child who had
treatment with the MAGEC system was invited to give testimony to the com-
mittee. She was able to highlight the quality of life benefits of the treatment,
including that children have a more positive attitude towards the rod lengthen-
ing procedure compared with the distress experienced with surgical lengthen-
ing, and the need for less time in hospital, less time away from usual activities,
less pain and less scarring. She also noted the beneficial peer support that
children gained from each other when attending clinics to have the rods
lengthened, by being able to interact with each other and reduce their sense of
isolation (NICE 2014b). The committee that developed the guidance was able
to incorporate this input into its considerations.

3. Benign prostatic hyperplasia: the UroLift system for treating lower uri-
nary tract symptoms

NICE’s draft recommendation about the Urolift system was published as
part of a consultation. Comments received from patients reinforced the impor-
tance of preserving sexual function, in some cases enhancing it, and the
impact of that on their quality of life (NICE 2015). These comments added to
the evidence base supporting the case for adopting the Urolift system in the
UK NHS.
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34.5 Barriers to Patient Involvement and Possible Solutions

Patient involvement in med-tech development and assessment may create several
challenges for manufacturers and HTA bodies. Table 5.1 outlines barriers to patient
participation in HTA. For medical devices and diagnostics, we encounter additional
challenges, as well as possible solutions as outlined in Table 34.2.

Table 34.2 Barriers and possible solutions to increase patient involvement in the development and
HTA of medical technologies

Barrier

Possible solutions

Heterogeneity and
scarcity of HTA
processes that
include patients’
perspectives

* Patient involvement in the development of med-tech should be
recognized as key evidence for the assessment of medical technologies.

* The fact that the effectiveness of many medical technologies strongly
relates to the way the patient interacts with the device should be
acknowledged by HTA bodies.

* All agencies assessing med-tech should implement active patient
involvement processes reflected in specific guidelines and
programmes. Patient seats should be guaranteed on each committee
that plays a role in assessing medical technologies.

» Patient opinions should be sought routinely throughout HTA evaluations,
with patients also able to provide input at any additional time.

Organizational change
needed to facilitate
patient involvement

* HTA bodies need to recognize that they need patient input to
comprehensively assess medical technologies, and that steps should
be taken and resources available to really listen and reach out to the
patient, rather than expecting patients to become experts in making
themselves heard or navigating multiple meetings or systems.

How to ensure
individual/disease
specific patient
representation

* As a standard process for all HTAs on medical technologies, HTA
bodies should actively search for patients who are willing to provide
evidence.

* A change is needed on the perception that patients who have a certain
condition are biased, they have unique knowledge for HTA on
med-tech.

* Individual patients can be approached through umbrella organizations
or relevant charities.

» Wider contact can be improved by using social media and web based
platforms.

Difficulties in locating
and engaging
representative users

* Med-tech developers and HTA assessors should ensure patients and
care-givers are given opportunities to provide input from early stages
of projects without fear of critical questioning.

* Patient input needs to be made as easy as possible, by listening to
patients and care-givers on their own terms, and taking active steps to
enable patient participation (such as travelling to the patient’s home,
meeting at their convenience, and providing travel/childcare expenses).

Acceptance of
care-givers’ or
family members’
evidence as proxy
for patients’ evidence

* Clear principles for working with children and/or people with
disabilities should be established.

Legal concerns

* A clear legal framework should be in place for interactions between
patients, manufacturers and/or HTA bodies.
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34.6 Conclusions

Patient involvement is vital and, in general, standard practice during the develop-
ment of med-tech, allowing new valuable products to be developed with the ability
to address patients’ unmet needs. Patient involvement in HTA for med-tech is start-
ing to be recognized as a key step to uncover the full value of medical technologies.
In particular, the effectiveness assessment of a patient-controlled med-tech device
needs to account for the way the patient will use it, and the assessment of the utility
of a diagnostic device needs to be guided by benefits patients consider should be
gained from diagnostic information. A closer collaboration between patients, HTA
bodies and med-tech manufacturers needs to develop, and all resources pulled
together to facilitate systematic patient involvement in HTA for med-tech. Patient
involvement in the development of med-tech must be recognized and considered as
key evidence in future HTAs. It is important that steps be taken to facilitate patient
input (Chap. 6) and to generate patient-based evidence (Chap. 4) based on relevant
qualitative and quantitative research strategies.
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Chapter 35
Role of Patient Organisations

Nicola Bedlington, Jan Geissler, Francois Houyez, Alison Lightbourne,
Deborah Maskens, and Valentina Strammiello

35.1 Introduction

For patient organisations, participation in HTA provides an opportunity to con-
tribute meaningfully to decisions surrounding access to health technologies and
their potential reimbursement or use (Wong-Rieger 2013). One key benefit of
patient participation in HTA 1is to challenge the adequacy and transparency of
HTA processes. Such challenges include the degree to which a specific HTA
includes aspects that are important to patients and families living with the condi-
tion and how they are considered in the HTA. This chapter describes some of the
roles played by patient organisations in HTA, particularly focusing on umbrella
patient organisations. It describes the challenges for patient organisations caused
by international variations in HTA, skill and resource requirements and attitudes
among decision-makers towards patient involvement. It sets out how patient
organisations are working to meet these challenges through collaboration,
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capacity building and influencing HTA methodologies and frameworks. Finally,
the chapter reflects on ongoing challenges for involvement that patient organisa-
tions would describe as meaningful.

35.2 Patient Organisations in Context

The role of patient organisations in the research, regulatory and policy environment
is transformative and has evolved considerably in the past 30 years. Patient involve-
ment in medicine approval and access issues was pioneered by HIV/AIDS activists
who led a rights-based global movement (Marcus 2011) in the 1980s and 1990s.
Inherent to their strategy was the concept of patient empowerment. The current
status of patient involvement in HTA finds its foundations in the advocacy work
started in the 1990s when the high prices of medicines became a public issue. Some
healthcare systems/providers started to request cost-effectiveness studies for new
medicines. For example, potent anti-HIV products were authorised in 1996, and at
that time EU member states with effective compassionate use schemes had already
provided treatments to most patients in greatest need (e.g. 11,000 in France). In
contrast, patients living in countries where authorities had requested cost-
effectiveness studies were still waiting for the life-saving treatment to become avail-
able (EATG 1996). AIDS patient organisations became therefore active interlocutors
of the health service discussing the value and cost of such treatment.

The credibility and legitimacy of patient organisations involved in such pro-
cesses are key. Requirements may include specific funding arrangements (Canadian
Organization for Rare Disorders—CORD 2016) and a set of defined criteria includ-
ing representativeness, transparency and accountability (EMA 2016a). Furthermore,
patient involvement in HTA has implications for how patient organisations use their
limited resources and prioritise the capacities they need to develop. For example,
patient organisations have identified the time-intensive nature of patient involve-
ment and lack of capacity as barriers to patient organisations becoming involved in
HTA. Contextually, according to research conducted by the European Patients’
Forum (EPF), the involvement of proxies, such as doctors, is not a solution to over-
come those barriers (EPF 2013). This research pinpointed (a) the need for education
of patients and the wider HTA community and (b) the need for agreed methodolo-
gies and frameworks to facilitate patient involvement.

35.2.1 Umbrella Organisations

Global, regional and national patient organisations, umbrella and disease-specific,
are highly diverse and complementary in approach and focus. However, all represent
and educate patients and are led and driven by the needs of their members. Umbrella
patient organisations play a critical role in encouraging collaboration among patient



35 Role of Patient Organisations 403

groups, supporting capacity building and influencing developments in methodolo-
gies and policy, and so they can play a crucial role in HTA. Examples of umbrella
patient organisations are the International Alliance of Patients’ Organizations
(IAPO), European Patients’ Forum (EPF) and the European Organisation for Rare
Diseases (EURORDIS). IAPO is a global alliance representing patients of all nations
across disease areas and promoting patient-centred healthcare (IAPO 2016). IAPO
began looking specifically at HTA to advocate for and build capacity of its members
in the mid-2000s. At the regional level, EPF is an umbrella organisation that brings
the collective patients’ voice to the EU health and social policy discourse (EPF
2016). EURORDIS advocates for more coordinated decisions on reimbursement for
orphan medicinal products. Its ‘EurordisCare’ (EURORDIS 2009) and ‘Price and
Availability’ surveys (EURORDIS 2016a) demonstrated huge gaps in accessing
newly authorised orphan medicine in the EU. EURORDIS encourages its members
to establish working relations with HTA bodies in their respective countries and has
begun building an international network.

Umbrella patient organisations work across disease areas and geographies with
all stakeholders to develop systems and processes that have the potential to maxi-
mise real value and benefit to patients and society from new technologies. At the
international level, they connect patient organisations across borders to promote
good practices in patient involvement and share information relevant to HTA that
informs decision-making. In addition, international disease-specific umbrella
organisations are increasingly involved in research prioritisation and the design of
phase II/III studies in early regulatory dialogue and early scientific advice about
clinical trial design as well as new trial methodologies and licencing schemes such
as adaptive pathways for medicines and coverage with evidence development. For
medical devices, the regulatory requirements for clinical studies vary depending on
the form of device, with some devices not requiring any clinical trials before regula-
tory approval. Furthermore, only a small proportion of medical devices are subject
to HTA. As a result, patient groups have not had so much focus on promoting the
involvement of patients in the development and assessment of medical devices.

The interplay between national patient organisations and umbrella organisations is
crucial. HTA requirements at the national level must be understood in order for
umbrella organisations to influence change at early stages in the process such as when
research design decisions are taken. For example, many cancer patient organisations
are involved in research design, research conduct and regulatory affairs. They are
represented at the national, regional and international levels by coalitions (e.g. the
European Cancer Patient Coalition) or a single cancer-type international coalitions
(e.g. Global Lung Cancer Coalition). At the national level, an example of umbrella
patient organisations working with HTA bodies is seen in Scotland. The SMC Public
Involvement Network advisory group plays an important role in developing patient
training across a range of disease areas (Chap. 27). Looking beyond Europe, Pivik
et al. (2004) empirically assessed potential avenues for consumer involvement in HTA
in Canada. Since then, CADTH has developed a process, which actively solicits
patient organisations’ input. The patient organisation input includes direct in-country
experience with new medicines and technologies, as well as international patient
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experiences gleaned from the national group’s relationships with umbrella organisa-
tions. In Australia, umbrella organisations such as Rare Cancers Australia play a cru-
cial role in providing patient input and representation to regulatory and HTA bodies
(e.g. PBAC) for patients with over 200 rare cancers, many of whom would otherwise
not be represented by a formal patient organisation.

35.2.2 International Variation

While collaboration in umbrella organisations enables patient organisations to share
skills and resources and strengthen their influence, wide international variations on
how HTA is conducted and on how patient involvement is undertaken impose limits.
Those from areas with well-developed HTA can share knowledge and experience
through umbrella organisations; however, there is also a need to develop tools and
strategies which can be adapted to local contexts and culturally specific issues, so
that local patient organisations can understand and engage in their local HTA
process.

For example, in Latin America, which has had the fastest development of HTA,
IAPO has been promoting the HTAi Values and Quality Standards for Patient
Involvement in HTA (Chap. 1). It was possible to adapt and use these in all jurisdic-
tions, despite the different interpretations and practices in HTA that have emerged.
Their availability in local languages was key, as this triggered conversations and
developed common knowledge and collaboration.

Awareness and expertise of HTA are continuing to grow in Latin America, where
countries have made some key inroads in the commitment to, and quality of, HTA,
including cross-border collaboration as they adapt methods from elsewhere. Patient
organisations often highlight that lower cost and increasing access (and the speed of
access) to new and innovative treatments and devices have a positive impact for
patients. However, they also foresee a risk of lack of contextualised assessment of
new technologies and of the socio-ethical impact on the region, as well as financial
considerations. This is especially the case for emerging biologic medicines and, for
example, the ‘abbreviated pathway’ in Colombia that could accelerate access to
treatments, but has risks in terms of the extent of assessment and completeness of
the evaluation of other potential impacts. There is concern that in the presence of
regional precedents, broader patient and community needs will not be considered.

Meanwhile, the Asian region has an extremely heterogeneous level of patient
involvement in HTA. While Thailand has an advanced HTA system, many other
countries are only starting to consider HTA systems, and a patient-centred approach
is neither embedded nor common. Therefore, strong patient advocacy can play a key
role in contexts where there are no obvious mechanisms for patient participation. In
Hong Kong, awareness building and understanding among patient groups has led to
collaboration with health professionals to advocate with the government not only
for greater patient involvement but also to stimulate discussion of HTA as a tool,
within health systems and government.
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Low- and middle-income countries are still, by and large, at the basic level of
advocating for consistent and genuine patient involvement, transparency of decision-
making processes and effective pharmacovigilance and communication, rather than
individual or organised intervention in specific HTA recommendations.

35.2.3 Capacity Building

In Europe, between 2005 and 2008 in the context of the High-Level Pharmaceutical
Forum, early strategic policy discussions within and between stakeholders' led to
substantive work to attempt to facilitate meaningful patient involvement in HTA
(European Commission 2008).

In 2008, the first guide was produced by Health Equality Europe to help patients
and the public understand and get involved in HTA, either directly in disease-
specific decisions or to advocate for better consideration of patients’ needs. The
guide and linked seminars were co-produced with experienced patient representa-
tives, academics and advocacy and umbrella organisations (Health Equality
Europe 2008).

Since then, arange of educational initiatives has taken place. In 2010, EURORDIS
created a new programme for its summer school for patients’ advocates, focusing on
HTA (EURORDIS 2016b). This 4-day seminar trains 40-50 advocates in rare dis-
eases every year.? From 2011, the European Federation of Neurological Associations
(EFNA) worked with the London School of Economics in delivering 3-day courses
for patient advocates on HTA. Over 4 years, more than 250 participants took part in
these workshops.

Arguably, the most prominent example of capacity building at European level is
the European Patient Academy on Therapeutic Innovation (EUPATI 2016a).
EUPATTI is a patient-led public-private partnership, coordinated by EPF? and involv-
ing 33 organisations from patient organisations, academia, non-profit organisations
and pharmaceutical industry. The partnership is focused on providing educational
materials on the therapeutic innovation process in multiple languages. A specific
and extensive module has been created that focuses on HTA and patient involve-

' Apart from EPF representing patients, involved stakeholder groups were healthcare professionals
(Standing Committee of European Doctors (CPME), Pharmaceutical Group of the European
Union (PGEU)), payers (Association Internationale de la Mutualité (AIM), European Social
Insurance Platform (ESIP)), industry (European Federation of Pharmaceutical Industries and
Associations (EFPIA), European Generic Medicines Association (EGA), European Self-
Medication Industry (AESGP), European Association for Bioindustries (EuropaBio), European
Association of Full-Line Wholesalers (GIRP)).

2Part of the training is inspired by a course ‘Introduction to Health Technology Assessment’ by the
Institute of Public Health, University for Health Sciences, Medical Informatics and Technology,
Hall in Tirol (Prof. Uwe Siebert).

3Other public partners involved in EUPATI are EURORDIS, European Genetic Alliance and
European AIDS Treatment Group.
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ment. By the end of the project in early 2017, 96 patient representatives throughout
Europe have completed an intensive expert level 15-month course, and over 100,000
patients and patient advocates have utilised the EUPATI Toolbox (EUPATI 2016b)
developed in more than seven languages, including a major section on HTA pro-
cesses, which has had input from HTA1, EUnetHTA and NICE.

EUPATI has also developed guidance documents. EUPATT’s Framework for
Patient Involvement in HTA to be published in 2017 specifically covers the interac-
tion between HTA bodies and patients in relation to medicines. It focuses on partici-
pation in the HTA process and aims to promote good practice while complementing
related work of EUnetHTA, HTAI, patient organisations, academia, HTA bodies
and health technology developers.

From 2017, EUPATI, originally funded as a 5-year Innovative Medicines
Initiative (IMI) project, will continue as an EPF-led multi-stakeholder programme.
It will continue to provide high-quality patient education to ensure systematic and
structured patient participation in the life cycle of medicines. Exploratory work is
also needed to address the issue of capacity of other players in the regulatory and
HTA environment to engage with patients. As the EPF research demonstrated, this
remains a significant barrier (EPF 2013).

EPF has an explicit strategy to create more patient leaders across the EU, who
can play an effective and critiquing role in HTA policy and practice. To achieve this,
in 2010 a multi-stakeholder seminar included 80 patient representatives from around
Europe. This seminar demonstrated how umbrella organisations engage with their
representatives who can then act themselves and empower other individual patients
within their communities. It also confirmed the need for greater collaboration and
genuine and systematic patient involvement in HTA and throughout the innovation
process to deliver access to more effective new treatments (EPF 2010).

More recently, EPF has developed with MedTech Europe the Patient-MedTech
Dialogue which allows ongoing dialogue between patient and medical device industry
representatives. In 2015, it focused on HTA to identify barriers and facilitators, good
practices and potential solutions to better integrate patients’ views in the HTA process
for medical devices (MedTech Europe 2015). EPF also sets up an informal working
group on HTA to build a vibrant network of patient advocates to feed into HTA policy
developments and coordinate actions linked to HTAI1, the HTA Network and EUnetHTA.

35.2.4 Influencing HTA Methodologies and Frameworks:
the EUnetHTA Example

Collaboration between European HTA bodies in the form of EUnetHTA (Chap. 24)
has provided an opportunity for patient organisations to influence patient involvement
methodologies and frameworks in Europe. Patient involvement in EUnetHTA has
evolved over time. Initially, EUnetHTA was largely academic, developing common
methodologies and guidelines for HTA bodies in Europe, with patients consulted on
their developments via representation of umbrella organisations on the Stakeholder
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Forum. However, as EUnetHTA has moved more towards joint production of HTA
information and early dialogues with companies, consultation with umbrella patient
organisations and inclusion of individual patients have increased.

A number of core issues have emerged from this work, including:

* Capacity of patient organisations to engage in HTA-related activities

» Points at which patients engage and the differing roles of European and national
patient organisations

* Consultation processes

e Transparency

* Need for patient involvement in the drafting of lay person summaries

e Importance of early involvement of patients and early dialogue

* Need for an online patient organisation-led platform allowing communication
and exchange of information to identify and support patients

e Need for training and education

Shared learning is key. Other European initiatives or institutions have already devel-
oped models of patients’ and consumers’ participation. For example, EMA implements
a successful model of patient involvement including rules for involvement and policies
(e.g. financial arrangements, directory of patients’ and consumers’ organisations, policy
on conflicts of interests, reporting, working groups, etc.) (EMA 2016b).

Developments in EUnetHTA are also linked to the EU Directive on Patients
Rights in Cross Border Healthcare that led to the establishment of the HTA Network
(European Commission 2012), a member state-led network on HTA that provides
political and strategic guidance for HTA collaboration in Europe (whereas
EUnetHTA provides the scientific and technical work).

The HTA Network is currently defining new approaches for the involvement of
patients and consumers, with the creation of its own Stakeholder Forum.

There is increasing emphasis on joint scientific advice, early dialogue and real-
world evidence. A successful example in this context is Shaping European Early
Dialogues (SEED 2015), a project led by the French HTA body together with 12
others, providing scientific advice to the developers of new technologies. Their aim
is to reduce the risk of inadequate data when products are presented for evaluation
by national health insurance bodies. The project provided important learning
regarding the time investment needed to identify, brief and accompany patient
experts and the training and support requirements to empower them.

The IMI project ADAPTSMART (2016) brings together relevant stakeholders,
including patients and HTA agencies to explore how to advance the concept of
Medicines Adaptive Pathways to Patients (MAPPs), with a focus on evidence genera-
tion throughout the entire product life cycle, designing the MAPPs pathway and dis-
cussing decision-making, sustainability and ethical and legal implications. This brings
new challenges to the patient community. It requires new skill sets to be able to:

s

* Engage effectively as an equal partner at all stages in the process
* Be part of the early dialogue that will influence trial design, end points and
expectations of regulators, HTA experts and payers
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¢ Contribute to the collection of real-world evidence

EPF and EURORDIS are actively involved in this project and will assess how
best patients can be supported to navigate this new terrain. Other organisations, such
as the European Multiple Sclerosis Platform (2016) through their project EUReMS,
have demonstrated the important role of international registries and the significance
of epidemiological, clinical and disease management data collection, including cru-
cial quality of life data. With increasing emphasis on collection of real-world evi-
dence, the critical role of such registries will only increase in the future. For example,
the European AIDS Treatment Group collaborates with the Horizon 2020 project
EmERGE (2016). Its aim is to develop a mHealth (mobile health) platform to enable
self-management of HIV in patients with stable disease. Specific goals include col-
lection and coordination of patient outcomes and health economic data.

35.3 Reflections and Persistent Challenges

There is an increasing leadership at the political level, juxtaposing correctly patient
involvement with the sustainability and quality of health systems of the future.
There are ‘pearls’ of good practice where patient involvement is embedded into the
body politic of an organisation. Although NICE has been criticised for some dimen-
sions of its work, it is still seen as a ‘benchmark’ when it comes to involving patients
meaningfully. Therein lies a perceived dilemma. Critics argue, why ensure mean-
ingful patient involvement if the decisions are negative at the end of the day? These
comments reflect a core misunderstanding. If a robust, inclusive, evidence-based
process has been put in place that also genuinely incorporates the patients’ perspec-
tive, and if transparency and fairness can be demonstrated, then patients, and the
wider public, are more likely to accept and understand the decisions that have been
made, be they positive or negative.

In the USA, with the emergence of value-based payment arrangements, and
‘value models’, the National Health Council (NHC), with stakeholder input, has
created a Patient-Centered Value Model Rubric (NHC 2016). The purpose of this is
to provide a tool that the patient community, physicians, health systems and payers
can use to evaluate the patient-centredness of value models and to guide value
model developers on the effective patient participation throughout their processes.
This is a very recent development, and its impact will be evaluated on an ongoing
basis. Observers will be keen to see how far such a rubric could be applied in other
regions of the world, complementing existing tools and materials.

Reflecting the current political focus at EU level on equitable access to medicines,
a new Central and Eastern Europe (CEE) Think Tank on Patient Access was formed
in March 2016. The initiative gathers for the first time experts, medical doctors,
pharmaco-economists and representatives from patient associations from the CEE
region. Utilising a pragmatic multi-criteria assessment approach, the group designed
a pilot cross-country HTA process involving Bulgaria, Romania, Hungary, Slovakia,
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Croatia and key taskforce stakeholders (scientific experts, decision-making body
representatives and governmental officials). The pilot aims to implement this model
as a single assessment across countries and a resource-conscious form of HTA.

From the onset, umbrella organisations have balanced their efforts between
strengthening the capacity of patients and patients’ representatives and advocating
for strategic change.

There are major differences in implementation and in the robustness of HTA
processes in each country, where diverse evidential and analytical standards are
applied. In a number of key disease areas, patient involvement in HTA remains an
aspiration, rather than a reality. The fundamental issue of resources remains a chal-
lenge as to involve patients optimally requires significant investment. In addition, a
blurred definition of what type of patient input and what kind of advisory profile are
required (e.g. individual patient, patient advocates or patient advocate experts) ren-
ders patient input less effective or targeted.

At the regional and global level, the emergence of new technologies including
personalised and targeted gene therapy alongside restricted resources increases the
concern among umbrella and patients’ organisations that emerging systems may
focus on health-economic assessments to the detriment of wider societal costs and
benefits. The development of WHO guidance and support to member states has
increased the resonance and traction of arguments for greater patient involvement in
HTA through its explicit linking of HTA to universal health coverage, health equity
and person-centred healthcare.

There is no single ‘perfect pathway’ to patient involvement in HTA, but the fun-
damental principles of the right to participate in processes and decisions that will
affect patients’ lives and for full transparency of decision-making remain. Across
the board, national and umbrella patient organisations continue to challenge the
development of HTA systems emerging with a narrow focus on cost reduction.
Without patient involvement, such HTA processes will remain ill-equipped to
deliver value for patients. Value for patients must be evaluated in the context of a
holistic perspective that takes into account their quality of life and well-being and
capacity to undertake employment and participate in family and community life.
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Chapter 36
Discussion: Perspective of an HTA Appraisal
Committee Chair

Kenneth R. Paterson

36.1 Introduction

This chapter looks at the three preceding chapters, which describe patient involve-
ment in HTA from the standpoints of healthcare technology developer chapters
(Chaps. 33 and 34) and patient organisations (Chap. 35) and reflects on these
chapters from the standpoint of HTA bodies. Common themes such as the need for
life cycle involvement in new technology development, the need for transparency
and the benefits of collaborative working are explored. Patient organisations need
support to develop their skills in contributing to HTA; such support should come
from multiple sources to minimise any possibility of undue influence or bias
affecting the patient view. HTA bodies need to actively work with patient organ-
isations to optimise the relevance of patient inputs to HTA. Additionally, HTA
bodies need to tailor their processes to maximise the impact of patient inputs to
their assessments and decision-making. My own experience, working in the HTA
of new medicines and diagnostic technologies in HTA bodies seeking to promote
patient involvement, suggests that such promotion of patient involvement places
responsibilities on HTA bodies. I summarise some of these responsibilities, con-
cluding with some personal observations on the ‘added value’ that patient involve-
ment in HTA can bring.
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36.2 Key Themes from Stakeholder Chapters

36.2.1 Life Cycle Involvement

All three chapters make reference to the increasing involvement of patients in the
design, testing, licensing/registration and HTA of new medical technologies. This is
clearly welcome and ensures that consideration of patient aspects is not a late addi-
tion to other considerations but is integral to the development process. It also means
that patient input to HTA is not seen in isolation but as part of wider involvement,
perhaps even beginning with participation in nascent ‘early dialogue’ projects as
described in Chap. 35. Time pressures to contribute to HTA reviews of new tech-
nologies can also hopefully be eased by earlier and more sustained involvement in
health technology development.

Patient input to clinical trial design and assessment should also see increasing
use of Patient-Relevant Outcome Measures (PROM), which should facilitate assess-
ment of the real clinical value of new interventions, to the considerable benefit of
HTA and also to guide clinicians and patients in their own individual assessments
(Turner-Bowker et al. 2016; Botero et al. 2016; Bottomley et al. 2016). While some
‘PROMSs’ are being introduced by enlightened technology developers (Chap. 33),
they still very much take second place to the primary and secondary outcome mea-
sures assessed in clinical trials. It is encouraging to note that demonstration of
‘value’, as distinct from ‘efficacy’ or even ‘effectiveness’, is perceived as being
paramount, and it is to be hoped that this will increase the use and importance of
PROMs in coming years.

Indeed, beyond PROMs, there could be considerable value in health technology
developers undertaking or commissioning qualitative and quantitative research into
wider patient perspectives around the disease area and the new technology. This
could be helpful to HTA bodies and help patient organisations wishing to input to
HTA assessments by making available some underpinning data to inform their
submission.

36.2.2 Transparency

The need for transparency around the interactions between healthcare technology
industries and patient organisations is noted in all three chapters, welcoming the
real progress made on this theme in recent years (Colombo et al. 2012; Lee et al.
2015). Umbrella patient organisations offer examples of good practice in this regard
and can set standards against which individual organisations may be assessed. Such
transparency should, of course, apply to all stakeholders and participants in the HTA
process, so no different standard should be applied to patient organisations.
Transparency, however, goes beyond matters of finance and sponsorship of patient
organisations to include the governance, legitimacy and representativeness of patient
organisations. HTA bodies will legitimately ask questions such as—"“by what right
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does this organisation claim to speak for patients?”, “who are the patients for whom it
claims to speak?” and “how has it gathered evidence of the views of patients?”. The
answers to these questions may influence the weight given to patient organisation
inputs, with greater legitimacy and representativeness enhancing the impact of
patients’ perspectives. Manufacturers (Chap. 34) may have difficulty in identifying
patient organisations with the appropriate attributes, so patient organisations seeking
involvement need to highlight their governance structures and ways of working.

36.2.3 Collaborative Working

All three chapters note the importance of collaborative working, with collaborations
within stakeholder groupings (e.g. amongst pharmaceutical companies or patient
organisations) and across stakeholder groupings (e.g. industry with patients).
Examples such as the Innovative Medicines Initiative (from the industry standpoint)
and the International Alliance of Patients’ Organizations and European Patients’
Forum (from the patient standpoint) show the benefits of pooling resources and
sharing experiences, as well as enhancing input to and influence on policy develop-
ment and decision-making. Older ways of working in which competition (for mar-
ket share in the case of industry or for share of healthcare expenditure in the case of
patient organisations) dominated are no longer so effective in evidence-based,
value-focused assessment processes.

36.2.4 Inter-Country Heterogeneity

The very significant differences in approach to HTA (and to patient involvement
in HTA) between different countries are noted in all three chapters. This heteroge-
neity is problematic for technology manufacturers and patient organisations alike
and, thus far, has shown little tendency to reduce despite inter-country initiatives
such as EUnetHTA. Training and support from international groupings therefore
has to be generic, around principles of involvement in HTA, with a need for coun-
try-specific training and support, often involving local HTA bodies. As noted in
Chap. 34, this is an important role for local HTA bodies, which should actively
provide such help rather than expecting patient organisations to navigate complex
processes unaided.

36.2.5 Support/Training of Patient Organisations

The promotion of patient involvement in HTA has placed a significant burden of
new activity on many patient organisations, which previously were often campaign-
ing or patient support organisations rather than contributors to HTA assessment.
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This has necessitated considerable development of individuals within the organisa-
tions to allow them to best contribute to HTA processes. While some involvement of
HTA bodies in this support and training is appropriate, it is important that external
support is also available to avoid the potential for HTA bodies to appear to influence
or shape patient opinion.

Many of the excellent ‘capacity building’ initiatives worldwide are described in
Chaps. 33 and 35, some with the support of industry but often at distance from the
sponsoring company or as part of a consortium of sponsors. The focus of such sup-
port and training should be around enhancing patient input; it is vital to avoid turn-
ing patient advocates into ‘HTA experts’, possibly undermining the unique and
valuable patient perspective of their inputs.

36.2.6 Patient Organisation Inputs

As noted in both healthcare technology developer chapters (Chaps. 33 and 34), cur-
rent patient input to HTA is not simply (or even mainly) factual but also contextual.
While submission templates will often seek factual information on the new technol-
ogy itself, that information is likely also to be available from the manufacturer of the
technology, informed by clinical trials or ‘real world’ data on the use of the new
technology. It is the focus on the context provided by the patients’ experiences of
living with a disease, or the limitations of existing technologies, that is uniquely
available from patient organisations. This differentiation between factual and con-
textual content may reduce over time as patient involvement in technology develop-
ment occurs earlier in the product life-cycle.

HTA bodies expect that patient input will seek to influence their assessment and
appraisal rather than adopting an unbiased view; patient organisations should not be
impartial but should advocate on behalf of their constituency. In taking this role,
patient organisations need to represent facts and opinions fairly and honestly, but do
not need to see all sides of the argument equally. In this regard, they are no different
from manufacturers submitting a new technology to an HTA body; the sponsor
would be expected to take a positive view of their new technology but also to pro-
vide full and honest data and analysis.

36.2.7 Information to Patient Organisations

Chapter 33 notes the continuing difficulties in some jurisdictions for manufacturers
in supplying information to patient organisations on new technologies to allow
these organisations to contribute to HTA activities, concern being raised that this
may be seen as ‘direct to patient” marketing or promotion of an unlicensed medi-
cine. Codes of practice (EFPIA 2011; ABPI 2016) and, in some countries, the legal
framework inhibit such interactions. However, these restrictions date from a time
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when patients were much less actively involved in technology development and
assessment.

The last two decades have appropriately seen clinical trial participants receive
full (and continuously updated) information on new technologies to allow them to
give (and maintain) fully informed consent to their trial participation. If such infor-
mation can be made available for the purpose of trial participation, then making
relevant information available to a patient organisation to allow its participation in
the regulatory or HTA assessment of a new technology must be equally appropriate.
Codes of practice (and laws) that prevent this are clearly not fit-for-purpose in the
context of new models of technology development and urgently need to be revised
and updated; the chapter gives examples of good practice in this area.

36.3 Roles and Responsibilities of HTA Bodies Working
with Patients

HTA bodies seeking to involve individual patients in their work and/or to obtain
submissions of information on new technologies from patient organisations must
recognise that they need to be active stakeholders and not simply passively await
inputs. They also need to recognise that they have responsibilities toward the
patients and patient organisations with whom they are working (Abelson et al. 2016;
Rashid et al. 2016; Low 2015).

36.3.1 Patient Organisations
36.3.1.1 Information that is Helpful in Assessment/Appraisal

As noted in the previous section, involvement in HTA is a significant new burden on
many patient organisations, often in the face of significant resource constraints. It is
therefore important for HTA bodies to give very clear advice about what informa-
tion will usefully contribute to the HTA process and how it should be presented, to
maximise its impact while minimising the workload on the patient organisation.
Simply inviting patient organisations to provide any information they wish is
unhelpful. While patient organisations must be able to make the inputs they wish,
help in focusing or targeting their submission is highly appropriate.

36.3.1.2 Process Considerations for Patient Input
Patient submissions to an HTA process must enter the process at a point at which

there is still significant equipoise around the final decision, such that the patient
input can have significant impact. This will usually mean early in the process as part
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of initial assessment of other evidence. Reviewing all clinical data and data on cost-
effectiveness, for example, and only then factoring in patient input is not
appropriate.

36.3.1.3 Impact of Patient Input

Patient organisations often feel that the impact of their efforts is little noted in out-
puts from HTA bodies, leaving them feeling undervalued. At a minimum, HTA bod-
ies should, in their outputs, describe the patient input(s) received and considered;
ideally, there should also be some comment on the influence that such inputs had
into the outcome of the assessment.

36.3.1.4 Patient Input if Final Assessment Negative

HTA bodies need to be very clear that, where an assessment/appraisal leads to a
decision not to introduce or fund a new technology, it is the technology that has
failed the assessment, not the patient input that has failed. Patient organisations
must not be left feeling that they have failed their members if a technology is not
approved, while members should not be left feeling that their patient organisation
has let them down. Some patient organisations are already considering disengage-
ment from HTA input as they feel that they are left to take the blame—this helps
neither patients nor HTA bodies, so it is in the interest of everyone to show the value
of patient input, even if it has not led to approval of the technology.

36.3.2 Patient Members of HTA Bodies
36.3.2.1 Roles and Responsibilities

Many HTA bodies are now involving patients as full members of assessment/
appraisal committees, having their voice (and often their vote) at the decision-
making table. The primary role of such individuals is to ensure that the needs and
interests of patients remain at the heart of HTA assessment, appraisal and decision-
making. There is a legitimate concern that the needs and views of others in the
healthcare system (insurers, other payers, healthcare providers, etc.) may begin to
take precedence, so patient members of committees have an important role to ensure
that ‘due process’ and patient focus are maintained (Panteli et al. 2015).

Patient members may also have an important role in presenting and discussing
inputs from patient organisations in committee discussion and deliberation. This
role may require specific training (see below). Good practice should dictate a mini-
mum of three patient members of HTA bodies with the aim of at least two being
present at each meeting to avoid a patient member ever being a ‘lone voice’.
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36.3.2.2 Support and Training

Clearly patient members of HTA committees need training in their roles and ongo-
ing support. While some of this will come from fellow patient members of the com-
mittee, it is appropriate that the HTA body itself provides some training and support.
The aim of the training is to support the different perspectives that patients bring to
the HTA process, not to create experts in HTA who are, in effect, indistinguishable
from other members of the committee. Careful and sensitive consideration of the
needs of patient members and how they may best be met are therefore needed.

36.3.2.3 Avoidance of Blame

Patient members of HTA decision-making bodies must be protected from any feel-
ings that they are individually to blame for any decision not to approve a new tech-
nology. The feelings of blame may be internal (the patient member blaming
themselves) or external (patient organisations or individual patients blaming patient
members for failing to get the technology approved). Both are wrong as the HTA
process has so many inputs that no one input is responsible for either a positive or
negative decision, but patient members may need some support, and even defence,
if they are unfairly targeted as being to blame for a negative decision.

36.4 Reflections of an HTA Appraisal Committee Chair

HTA bodies therefore have an active role in the process of involving patients in their
deliberations, and need to work carefully and supportively with patient members
and patient organisations to maximise the benefits and impact of their involvement
while maintaining sufficient distance to avoid undermining (or even appearing to
undermine) their independence and distinctive views on issues.

As an HTA appraisal committee chairman and experienced health professional, I
really appreciate the added value that a patient submission, and patient involvement in
decision-making, brings to the process. Primary and secondary endpoints in a clinical
trial (of a new medicine or other technology) almost never tell the whole story of the
adverse impact of any disease, and therefore changes in these endpoints equally rarely
describe the full impact of new interventions. A patient organisation can more fully
describe the impact and ramifications of the disease and the limitations of current
interventions, and can go beyond strict trial endpoints in showing possible benefits
(and sometimes even drawbacks) of new technologies. In making decisions about
approval that will affect patients, these wider insights reassure me that the committee
is fully aware of the context and implications of the decision that it is making.

The presence of patients in the actual decision-making process is, for me, a con-
stant check that outcomes and benefits for patients are at the heart of the process,
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helping me as chair to focus discussion and debate on patient-relevant issues. In
addition, I believe that having patients at the decision-making table helps legitimise
decisions, even where these are to not approve the introduction of new technologies.
It is easy to caricature clinicians and other professionals involved in HTA activities
as ‘heartless bean-counters’ or as knowing ‘the price of everything and the value of
nothing’ (to quote Oscar Wilde in ‘Lady Windermere’s Fan’); real patients are not
so lightly dismissed!

From my personal experience over the last 15+ years, patient involvement in
HTA comes with few, if any, insuperable drawbacks from the standpoint of any
interested stakeholder and brings real added-value to decision-making, improving
the decisions to the benefit of all concerned.
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Chapter 37
Reflections for Future Development

Karen M. Facey, Neil Bertelsen, Janet L. Wale, and Ann N.V. Single

37.1 Introduction

This chapter reflects on some key themes emerging in this book. The book provides
a starting point for HTA bodies and academics to consider, research, develop, pilot
and implement patient involvement processes in collaboration with patients and
other stakeholders. The first step is to reiterate what we mean by patient involve-
ment in HTA, then give considerations of the why, how, when and who is involved.
The ‘what’ has been established in previous HTAi work defining patient involve-
ment as including (1) research into patients’ experiences, perspectives and prefer-
ences and (2) patient participation in the HTA process. The ‘why’ of patient
involvement is clarified by new research that identifies high-level goals for patient
involvement in HTA as democratic, developmental, instrumental and scientific.
Authors from diverse stakeholder groups explain mechanisms for patient involve-
ment that arise from long-standing and emerging research methodologies and
patient participation processes. Considering these methodologies in light of the
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rationales and goals for an individual, HTA helps to elucidate the ‘how’, ‘when’ and
‘who’ of patient involvement for HTA.

37.1.1 Clarifying Concepts

The consideration of ‘what” HTA is is not straightforward given differences in ter-
minology internationally, particularly in relation to the keywords of ‘involvement’
and ‘HTA’. The diverse nature of HTA was explored in Chap. 1, as was the defini-
tion of involvement used in this book (Facey et al. 2010), but further elucidation of
the concepts within involvement were needed as the book developed.

The processes that enable patients and patient groups to provide written or verbal
contributions to HTA were defined as ‘patient input’ (borrowing terminology from
CADTH). Chapter 6 was added to the book, which identified patient input as the
subset of participation mechanisms where the patient or patient representative must
take the initiative to contribute specific structured information to the HTA process
via consultation processes, via submission templates or in multi-stakeholder meet-
ings. As patient input was clarified, so too was the description of research outputs as
patient-based evidence (Chap. 4).

The differentiation between the forms of research required to understand patients’
perspectives, experiences and preferences was explored in Chaps. 3, 12, 15 and 17.
It was clarified that research about patients’ experiences of a condition or use of a
health technology requires a different research construct than the research required
to study patients’ preferences, changing from a configurative to an aggregative
framework (Chap. 17). Furthermore, the generalisability of this research will be dif-
ferent, with experiences of a condition applicable across several HTAs, but prefer-
ences being health technology and population or culture specific. More debate on
these constructs is needed with researchers who can lead us into a better understand-
ing of knowledge and epistemological frameworks.

37.2 Goals of Patient Involvement in HTA

Over the past decade, there has often been a lack of clarity about the goals of patient
involvement in HTA. This means that the most critical question in relation to patient
involvement in HTA is ‘why?’. This may be answered by the phrase Gauvin et al.
(2010) [1518]) used to explain variations in the way the HTA community conceptu-
alises patient involvement, ‘it all depends’. ‘It depends’ on the goals and context of
the HTA process and the specific questions addressed in an individual HTA.
Although we can say that the general goal of HTA is to undertake a systematic,
scientifically based process to inform policy, the process of HTA is unique to each
HTA body (Chap. 1) and may vary according to the type of health technology being
assessed. HTA is shaped by the political context in which it sits, the construct of the
health-care systems it seeks to inform, its legal basis, the scientific evidence that can
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Table 37.1 Theoretical goals of (public and) patient involvement in HTA (OHTAC 2015)

Theoretical goal Description

Democratic Achieving more informed, transparent, accountable and legitimate
decisions about health technologies

Developmental Increasing public understanding of health technologies and HTA and

strengthening the public’s and patients’ capacity to contribute to
health technology policy issues

Scientific Promoting a more robust and comprehensive approach to HTA that
incorporates social values and ethics, as well as patients’ problems,
lived experiences, outcomes and preferences

Instrumental Making better-quality decisions across all stages of the HTA process

be accessed, the expertise available to assess the scientific evidence and other his-
torical precedents such as whether relations with stakeholders are encouraged or
discouraged. Consequently, the context and goals of an HTA body must be under-
stood before its goals for patient involvement can be established.

A recent literature review identified goals of patient (and public) involvement in
HTA (Table 37.1). These theoretical goals were used to delineate the goals for patient
involvement at various stages of the HTA process in Ontario, and then specific mecha-
nisms of involvement were identified to match the goals (Abelson et al. 2016).

It could be argued that all HTA bodies should promote patient involvement to
support the scientific and instrumental goals stated in Box 37.1. This would help
ensure that the best evidence and information about the impact of the health tech-
nology on patients’ lives is available throughout the HTA process and can inform
the wide range of value judgements and decisions that are required. The democratic
and developmental goals identified in Box 37.1 might be particularly important for
HTAs that directly inform health technology reimbursement decisions, to demon-
strate accountability.

If the goals of patient involvement in an HTA are unclear, this could lead to pro-
cesses and methodologies that do not provide value to any stakeholder in the HTA
process. The requirement is not for all HTA bodies to have the same goals for patient
involvement in HTA, but for each to be explicit about their own goals. Patient
involvement can then be shaped appropriately with all stakeholders and evaluated
according to the goals that have been set.

37.3 Research and Participation

37.3.1 Balancing Research and Participation

This book presents a range of research methodologies that can be used to study
patients’ perspectives, experiences and preferences and a variety of mechanisms to
support patient participation in HTA. Participation strongly supports the ‘demo-
cratic’ and ‘developmental’ goals outlined in Box 37.1, especially when participa-
tion is undertaken in a way that supports dialogue. Whereas research to produce
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Box 37.1 Areas of Decision Uncertainty to which Patients can
Contribute (Menon et al. 2015)

Clinical benefit
(a) Are the benefits observed in the trial generalisable to the patient popula-
tion within the relevant jurisdiction?

(b) Does the level of health gain observed vary across patient subtypes?
(c) Which outcomes should be measured?
(d) What is the natural progression of the disease?

(e) What is known about the effect of the drug compared to that of current
best practice?

(f) What is the meaningfulness to patients of the health gain attributable to
the drug?
Value for money

(g) What are the broader implications associated with the drug, beyond clini-
cal benefit?

(h) What opportunity costs are associated with funding the drug?
(i) What is known about society’s willingness to pay for the expected gain?

Affordability
(j) How many patients are expected to benefit from the drug?
(k) What is the expected cost per patient per year?

Adoption/diffusion
(1) How will access to the drug be managed?
(m) Who has the expertise to decide on starting and stopping criteria?
(n) Are mechanisms compelling patients and physicians to ensure appropri-
ate use required?
(o) Are there other drugs in the pipeline that may affect utilisation of this
drug in the near future?

patient-based evidence may be seen as achieving the ‘scientific’ goal, both research
and participation support the ‘instrumental” goal.

As the case studies in Part III demonstrate, most HTA bodies focus on patient
input, with limited use of patient-based evidence. This may be due to government
policies that promote patient participation in designing healthcare services and
demands from patients to be included as a democratic, instrumental or basic human
right. The paucity of research to produce patient-based evidence for HTA may also be
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a result of time and cost factors. With limited budgets and increasing use of rapid
HTAs, patient input is often used as a proxy for patient-based evidence. This approach
potentially devalues patient-based evidence and patient input by failing to recognise
their complementary functions in an HTA. It risks using each inappropriately, leading
to questions about the robustness of patient-based evidence and diminishing the
potential for the responsiveness and shared learning of participation.

Evidence must be critically scrutinised by researchers and clinicians with the
knowledge gained weighed against the other inputs in the deliberative processes
that lead to HTA recommendations (Facey and Hansen 2011). Part of the chal-
lenge we see in HTA is that the balancing of knowledge and evidence sources is
not explicit. Facey et al. (2010) recommended that HTA reports contain a spe-
cific section about patients’ perspectives. We go further and say that this section
should clearly describe the goal of patient involvement in the HTA, how patients
have been involved, the key insights that were gained from them and how these
insights impacted the deliberative discussions that led to the HTA
recommendations.

While the separate but complementary nature of research and participation has
been emphasised in this book, in practice the two areas can interact. We identify that
there is a need for further careful reflection on the distinction this book makes
between patient-based evidence and patient input and the value and limitations of
both research and participation processes.

37.3.2 Participation

Processes for patient participation are more popular in HTA, but if reduced to one-
way communication, e.g. using only written submissions, the potential for dialogue,
responsiveness, problem-solving and capacity building is minimised or lost.
Additionally, for patient input to be credible and legitimate, there is a need for
greater awareness and consideration of the value and limitations of using patients or
patient representatives as ‘experience-based experts’ (Boivin et al. 2014, Chap. 3).
Participating in an HTA often requires a level of competence (to understand scien-
tific papers, engage confidently in debate, etc.) and physical stamina. Hence, HTA
bodies and patient organisations often go to great lengths to identify patients that
can participate in HTA processes and train them to do so. For this reason, patient
representatives may participate, rather than or alongside individual patients. The
implication of focusing participation processes on inviting patients and patient rep-
resentatives into HTA processes and meeting places, rather than taking processes
and meetings to patients, is an area identified for further work. The merits of the
different mechanisms of participation suggested in the mosaic in Chap. 5 need to be
debated.
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37.3.3 Research

This book has stressed that HTA is interdisciplinary and should include research
from the social sciences, not just from clinical research and economics. While major
academic developments have been seen in economic modelling for HTA, research
to produce patient-based evidence has not been similarly championed. This may be
due to misconceptions by HTA professionals, grounded in quantitative clinical
research methods, that research to produce patient-based evidence is ‘unscientific’
or of poor quality (Chap. 4). Social science offers flexible research designs that can
provide rich, holistic descriptions of a complex situation. Its stringent methodolo-
gies tackle concerns about bias, by requiring reflection on patients’ and researchers’
subjectivity (Chap. 17) with clear presentation of the research limitations. Such
research can place less burden on patients and their representatives than input pro-
cesses and can be critically appraised. It can also include individuals that might not
respond to contact from patient organisations or make their own submissions to an
HTA—thus opening a communication channel with those who are seldom heard. In
this way, the burden on patients as ‘experts’ in input processes is shared or reduced,
and the representatives can be supported with complementary research when they
participate, as they are still likely to want ‘a seat at the table’. While this book dem-
onstrates a wide variety of research methods to study patient aspects, their uptake
depends on addressing present misconceptions, increasing awareness of their value
and investing in skilled professionals in this field in the HTA community.

In writing this book, we recognise that the HTAi Values and Quality Standards
for Patient Involvement in HTA are focused on the issue of participation. The issues
of Quality Standards for patient-based evidence are not covered, and this is a critical
gap that needs filling. Although research has its own standards, there would be merit
in being more explicit about Quality Standards for patient-based evidence given the
range of stakeholders involved in such research; standards may help to explicitly
promote its rigour.

37.4 Patient Involvement to Inform Deliberations
About Value

To ensure best use of the resources of patient groups and HTA bodies, consideration
should be given about when patient involvement adds most value in relation to the
goal(s) determined for an individual HTA. When clinical and economic evidence is
unclear, patient involvement can provide important insights about local care delivery,
experience with current therapies and patient benefit. Furthermore, when the effec-
tiveness of a health technology depends on the patient’s ability or willingness to use
it, patients’ experiences would seem essential. In HTAs based on clinical and cost-
effectiveness, where a health technology has a cost/QALY much higher than a speci-
fied willingness-to-pay threshold, it is questionable whether patient involvement in
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HTA can make a difference. If it does not, there is a danger that patient involvement
wastes efforts and undermines relationships by creating unrealistic expectations.

Menon et al. (2015) have studied the HTA systems that make reimbursement
decisions and offer specific examples of when patients can provide instrumental
input to HTA. They consider the following questions about decision uncertainty.
The questions set out by Menon et al. (2015) provide a useful starting point for
discussion among HTA committees and patient groups to identify if these are all the
areas where patient involvement is of most benefit. Processes could then be shaped
to ensure patient involvement can contribute to these areas of uncertainty.

Patient involvement in HTA has often been conceived as beginning at topic
selection; however, Chaps. 33 and 34 indicate that patient involvement can begin in
the development of health technologies. Health technology developers now com-
mission a range of quantitative and qualitative research studies about patients’ per-
spectives. These have been mainly undertaken for internal purposes to guide clinical
development plans or for marketing purposes, and they have rarely been published.
Publishing this research could avoid waste and help to optimise the use of resources.
The issue of credibility and bias is also often raised when health technology devel-
opers publish such research or submit the research as part of an HTA dossier. Like
the other forms of evidence the developers provide, this research can be critically
appraised according to checklists developed specifically for this form of evidence
(Lewin et al. 2015; SBU 2013; Bridges et al. 2011). Developing rigour in this
research can make it a valuable part of the evidence base in an HTA submission.

37.5 Collaborative Working

The authors of the chapters in this book come from a wide range of perspectives,
disciplines and organisations. We must work together in thoughtful collaboration,
building on each other’s ideas and knowledge to create frameworks of patient
involvement in HTA that deliver a measurable impact to HTA.

Gauvin et al. (2011) noted that HTAi and INAHTA have developed close-knit
international collaborations to develop and promote HTA, but that they could do more
to legitimise and promote patient and public involvement in HTA. Over the past
decade, experience in the HTAi Interest Group has shown the value of multi-
stakeholder collaboration. Synergy is created by honest sharing of challenges and
emerging processes so that new ideas can be explored, developed and implemented.
In developing and researching this book, the power of this collaboration has become
more obvious to us. We have found that collaboration is the magic—enabling those
‘light bulb moments’ where someone from a particular discipline suddenly realises
that there is a whole host of thinking and concepts that they had not considered before.

We would very much like this book to become a catalyst of collaboration across
HTA agencies, across disciplines, across nations and across all the actors on the
HTA stage. It is through the act of collaboration that trust and relationships are built,
common understanding emerges and shared goals can be achieved.
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37.6 Conclusion

The HTA processes developed three decades ago recognised that health technolo-
gies have implications for patients, their caregivers and society that extend far
beyond their effectiveness and safety. The HTA community has grown adept at
expressing the value of health technologies in terms of clinical and cost-
effectiveness, yet we still struggle to understand their value to patients and care-
givers and the implications beyond the health services facilities’ doors. HTA
includes many professionals with experience in clinical research, health econom-
ics and health services research and has used those disciplines to critically appraise
evidence to determine the value of a health technology. HTA now needs to embrace
a wider field of researchers who can help the HTA community understand and
develop patient-based evidence and to recognise patients and their representatives
are ‘experience-based experts’ who have a right to participate in an HTA
process.

To continue to improve patient involvement, we need to remember the scientific
basis and interdisciplinary nature of HTA and encourage all stakeholders to use
their expertise to work collaboratively. We ask:

1. Patient groups to work with all stakeholders to develop patient involvement pro-
cesses that improve the quality of research and HTA

2. Academics to develop methodologies (including rapid qualitative evidence syn-
thesis, social media research) which can meet HTA timeline requirements, to
explain the value of their research and to push to be involved in HTA

3. Health technology developers to incorporate patient involvement in their tech-
nology development programmes using sound methodologies and report on this
work transparently

4. HTA bodies to define their goals for patient involvement, develop and evaluate
their processes for patient involvement and implement the HTAi Values and
Quality Standards for Patient Involvement in HTA (Chap. 1)

Our vision is for all the actors on the HTA stage to come together to strengthen
their deliberative processes, broaden their range of inputs and share their research
and experience on patient involvement, input and evidence. We have a tremendous
opportunity to shape the future of HTA for the better by integrating the perspectives,
experiences and evidence from the patient communities.
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