


(29 PARADIGM | eoa

medmnes

Patients Active in Research and Dialogues \
for an Improved Generation of Medicines ./ | N | t | at | Ve

CONTENTS

INTRODUCTION ....ccovvveeeeiieeeieeieieieiiieeteesseeseeessssesssssesesssssssssesssssssssssssssssssssssssssssssssssssssssssssssssss 4
ADOUL EArlY DIGIOGUES ....veiviitie ettt ettt ettt ettt e te e et e ete e ets e e aseeteeeaeeeae e 4
WA iS This TOOIKIT? 1.ttt bttt 4
SEFUCTUNE OF TS FESOUITE .ttt ettt bttt bttt 5
FOrMat Of ThESE TOOIS .....iiiiiiiiete ettt 5
How these t00ls WEIre deVEIOPEM. .....c..iiiiiiicee et 5

SECTION 1: The Rationale for engaging patients in Early Dialogues ...............cccceevvvvvvvvvvvennn.. 7
Fact Sheet: What are Early DIalOSUES? ....ooviiuiiieiiiiece ettt 8
Fact Sheet: Why take part in an Early Dialogue? (for patients) ..........cccoveveevieeiieeieeeece e 11
Fact Sheet: Why engage patients in Early Dialogues? (for HTA bodi€s) ......ccccovevvevveviiviiiiiieece 15
Vignettes: Examples of patient engagement in Early DialogUEs .....c..covviviiiiiiiiiiiieeeceeeeeee 18
Template: A blank template for use to collect further examples........ccccoovieiiiiiiiiciccccec, 18

SECTION 2: Guidance on the methods of patient engagement in Early Dialogues.................. 22
Fact Sheet: Overview of main processes and Methods ..........ccoviiiiiiiiiiiciccce e 23
Guidance: Considerations for interviews with patients in an Early Dialogue process .........cccccoveev... 26
Guidance: Considerations for meetings with patients in an Early Dialogue process ........c.ccccceveeu.e. 30
[llustrative process flows: For interviews and multi-stakeholder meeting approaches..................... 34

SECTION 3: Resources to support HTA bodies in engaging patients for Early Dialogues......... 38
Guidance: Recruiting patient experts for an Early Dialogue process ........cocovveeveeeeivieciieccieceeie e 39
Process: Recruiting and contracting patient experts into an Early Dialogue process ..........c.cc.c....... 43
Checklist: Recruiting and contracting patient experts into an Early Dialogue process .............c........ 45
Sample Documents: Recruiting and contracting patient experts into an Early Dialogue process..... 47

Guidance: Preparing pre-read material for preparing patients to input into an Early Dialogue

(BFIEFING BOOK) ..ottt ettt et e et ettt et e e ans 50
Template: Summary of Early Dialogue Briefing Book for patients ..........ccoeveeieeicci e, 52
GUidance: INTErVIEW METNOTS .. ..ottt ettt nes 55
[llustrative sample: Interview discussion guide for an Early Dialogue..........ccooveeieeiecicciceieeee, 59
Guidance: Ethical considerations for engaging patients in an Early Dialogue process .........c...c........ 66
Guidance: Patient considerations for a face-to-face Meeting........cccoovvoviivii i 70
Checklist: Preparing for a face-to-face MeEEtING ........coviiiiiiiceee e 75
Guidance: Patient considerations for teleconferences and virtual meetings........ccccooevveeveceeceenen. 78

2

Copyright 2020 PARADIGM - Patient Involvement in HTA Early Dialogues: Tools and resources for HTA bodies






OO PARADIGM : innovative

Patients Active in Research and Dialogues \ med ICI m eS
for an Improved Generation of Medicines ./ | I'] | t | at | Ve

INTRODUCTION

PARADIGM (Patients active in research and dialogues for an improved generation of medicines) was
an IMI funded multi-stakeholder consortium to provide a framework for structured, effective,
meaningful and ethical patient engagement along the lifecycle of medicines.

The project focused on three decision-making points: research priority setting; clinical trial design;
and Early Dialogues with regulators and health technology assessment (HTA) bodies. The result, or
output, of the consortium is a comprehensive set of tools and practices to support the integration of
the patient perspectives into medicines development beyond the focal areas of the project. Patient
engagement should be a standard practice to improve medicines development and deliver results
that are focused on patients’ needs

About Early Dialogues

Early Dialogues with regulators and health technology assessment (HTA) bodies are a well-established
process in which medicines developers have the opportunity to discuss their research plans and gain
advice and feedback on their planned approach. Patient engagement and involvement in these
dialogues is needed to ensure that patient experience, perspectives and knowledge is captured as
part of this dialogue.

Engagement of patients in these Early Dialogue processes is an emerging discipline among HTA
bodies, with a range of methods being piloted and used. There remains a clear need to provide
adaptable tools and resources to support patient engagement processes for HTA bodies and provide
guidance on suitable methods and approaches.

What is this toolkit?

The tools in this toolkit are for HTA bodies to adapt and use when engaging patients in Early Dialogue
processes. Each tool has been created to be succinct and is provided in Microsoft Word so that HTA
bodies can amend or add to each tool based on their own specific processes and needs.

Using this tool, HTA bodies will be able to adapt the guidance, checklists, and fact sheets to their own
specific process, offering them a fast route to develop the resources needed to engage patients in
Early Dialogues.
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Structure of this resource

This resource contains three main sections covering the rationale for engaging and involving patients
in Early Dialogues, an overview of the main methods used to engage, and a set of templates and
checklists related to various methods:

L Fact-sheets and anonymised examples outlining the
H urpose of patient engagement in Early Dialogues
- Rationale . ~ PPoe®P e st

Overview of the main methods used to
Meth Ods engage patients in Early Dialogues and
their relative advantages

Resources to assist with

Resources the engagement of

patients in Early
Dialogue processes

.............................................................................................................

Format of these tools

To ensure that HTA bodies can adapt and edit these tools, they are provided in editable Microsoft
Word format. Each tool or resource can be used as a stand-alone tool, allowing each HTA body to
select the tools that most closely match its Early Dialogue process. Most resources are one or two
pages long to provide simple, focused guidance and direction. HTA bodies are free to add to or amend
these resources as their needs evolve.

How these tools were developed

A series of workshops were held with HTA bodies involved in Early Dialogue processes. These
workshops were facilitated by the HTAI Patient and Citizen Involvement in HTA Interest Group (PCIG).
Working collaboratively, the HTA bodies identified critical areas where tools would help in the patient
engagement process for Early Dialogues. PARADIGM and PCIG would like to thank the following HTA
bodies and network for their contributions:

AEMPS: Agencia Espafiola de Medicamentos y Productos Sanitarios (Spain)*
AIFA: Italian Medicines Agency (ltaly)*

IACS: Aragon Health Sciences Institute (Spain)

CADTH: Canadian Agency for Drugs and Technologies in Health (Canada)
G-BA: Gemeinsamer Bundesausschuss (Germany)*

HAS: Haute Autorité de Santé (France)*

RER: Regione Emilia-Romagna (Italy)*
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engaging patients in Early
Methods Dialogues

This section contains the following resources:

‘ SECTION 1: The Rationale for

Resources

e Fact sheet: What are Early Dialogues?

e Fact sheet: Why take partin an Early Dialogue? (for patients)

e Fact sheet: Why engage patients in Early Dialogues? (for HTA bodies)

e Vignettes: Anonymised examples of the value of patient engagement in Early Dialogues

e Template: A template with instructions for capturing further vignettes
(note only for use by HTA bodies to ensure confidentiality is preserved)
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About the tool:
Fact Sheet: What are Early Dialogues?

Who is it for? HTA bodies to use with patients and other stakeholders who are being
' invited to take part in an Early Dialogue process

To outline the purpose of Early Dialogues so that patients understand
WHEIRENIERolEfelol{=¥ Y the concept of Early Dialogues when making a decision about whether to
be involved

Copyright 2020 PARADIGM - Patient Involvement in HTA Early Dialogues: Tools and resources for HTA bodies








https://eunethta.eu/services/early-dialogues/
https://www.ema.europa.eu/en/documents/regulatory-procedural-guideline/draft-best-practice-guidance-pilot-european-medicines-agency-health-technology-assessment-parallel_en.pdf
https://www.nice.org.uk/about/what-we-do/life-sciences/scientific-advice
https://cadth.ca/scientific-advice/about

OO PARADIGM : mm()jvduve

Patients Active in Research and Dialogues \ n-]e ICl n‘gg
for an Improved Generation of Medicines ./ | n | t ‘ at | \/ e

About the tool:
Fact Sheet: Why take part in an Early Dialogue? (for patients)

Who is it for? HTA bodies to share with patients who are being invited to take partin
' an Early Dialogue process

To outline the purpose and value of patient engagement during an Early
Dialogue process and answer some common questions

What is its purpose?

11
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About the tool:

Fact Sheet: Why engage patients in Early Dialogues? (for HTA
bodies)

Who is it for? For HTA bodies with Early Dialogue processes which do not currently
' involve patients

What is its purpose? To outline the rationale and answer common misconceptions about
I patient engagement in Early Dialogue processes

15
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About the tool:

Vignettes: Examples of patient engagement in Early Dialogues
Template: A blank template for use to collect further examples

Who is it for? For HTA bodies and other stakeholders involved in Early Dialogues
' (including industry and patients)

To provide anonymised examples that can be shared without breaking

What is its purpose? , .
any confidentiality agreements

To provide a simple and quick way of capturing the value of patient input

What is th mpl
for’?t S the template into Early Dialogues in a way that preserves confidentiality (for use by

HTA bodies only)

18
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SECTION 2: Guidance on the
" Rationale -

methods of patient
m engagement in Early
~ Dialogues

This section contains the following resources:

Resources

e Fact sheet: Overview of main processes and methods

e Guidance: Considerations for interviews with patients in an Early Dialogue process

e Guidance: Considerations for meetings with patients in an Early Dialogue process

e lllustrative process flows: For interviews and multi-stakeholder meeting approaches

22
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About the tool:
Fact Sheet: Overview of main processes and methods

Who is it for? For HTA bodies considering which processes to use to gain patient input

To provide a high-level outline of the relative pros and cons of each of
the main methods

What is its purpose?

23
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About the tool:

Guidance: Considerations for interviews with patients in an Early
Dialogue process

Who is it for? For HTA bodies considering using interviews to gain patient input into an
' Early Dialogue

To provide the reasons why interviews can be successfully used for Early
W EIRERIEN ol geloSs¥AN Dialogues, but also to flag some of the downsides of interviews that
need to be mitigated against

26
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About the tool:

Guidance: Considerations for meetings with patients in an Early
Dialogue process

Who is it for? For HTA bodies considering using meetings (either face to face or online)
' to gain patient input into an Early Dialogue

To provide the reasons why meetings can be successfully used for Early
WL EIRERIENoIUgelo =¥ Dialogues, but also to flag some of the downsides of meetings that need
to be mitigated against

30
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About the tool:

lllustrative process flows: For interviews and multi-stakeholder
meeting approaches

Who is it for? For HTA bodies considering either interviews or multi-stakeholder
' meetings for an Early Dialogue

What is its purpose? To provide an illustrative and high-level process and timeline so that the
purp I two approaches can be compared

34
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SECTION 3: Resources to
AR support HTA bodies in
Methods ™. engaging patients for Early

Pialogues

This section contains the following resources:

Recruitment resources
e Guidance: Recruiting patient experts to an Early Dialogue process

e Process: Recruiting and contracting patient experts into an Early Dialogue process

e Checklist: Recruiting and contracting patient experts into an Early Dialogue process

e Sample Documents: Recruiting and contracting patient experts into an Early Dialogue process

Preparing pre-read materials
e Guidance: Preparing pre-read material for preparing patients to input into an Early Dialogue

(Briefing Book)

e Template: Summary of Early Dialogue Briefing Book for patients

Interviewing patients for an Early Dialogue process
e Guidance: Interview methods

e lllustrative sample: Interview discussion guide for an Early Dialogue

e Guidance: Ethical considerations for interviews with patients for an Early Dialogue process

Preparing for face-to-face meetings, teleconferences and virtual meetings
e Guidance: Patient considerations for a face-to-face meeting

e Checklist: Preparing for a face-to-face meeting

e Guidance: Patient considerations for teleconferences and virtual meetings

e Checklist: Preparing for a teleconference or online meeting

e Template: Feedback form for patient experts attending a face-to-face meeting

e Template: Feedback form for patient experts attending an Early Dialogue teleconference
meeting

e Template: Feedback form for patient experts attending an Early Dialogue virtual meeting

e Template: Thank you and feedback letter

38
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About the tool:
Guidance: Recruiting patient experts for an Early Dialogue process

Who is it for? For HTA bodies considering either interviews or multi-stakeholder
' meetings for an Early Dialogue

To provide an illustrative and high-level process and timeline so that the
two approaches can be compared

What is its purpose?

39
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About the tool:

Process: Recruiting and contracting patient experts into an Early
Dialogue process

Who is it for? For HTA bodies preparing an Early Dialogue process that includes
' attendance by patient experts

What is its purpose?

To provide a high-level overview of the recruitment steps

43
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About the tool:

Checklist: Recruiting and contracting patient experts into an Early
Dialogue process

Who is it for? For HTA bodies preparing an Early Dialogue process that includes
' attendance by patient experts

What is its purpose?

To provide a high-level overview of the recruitment steps

45
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About the tool:

Sample Documents: Recruiting and contracting patient experts into
an Early Dialogue process

Who is it for? For HTA bodies preparing an Early Dialogue process that includes
' attendance by patient experts

To provide publicly available sample documents covering:

e Conflict of interest guidelines
What is its purpose? e Confidentiality forms

e Contract principles

e Expenses/Honoraria

47
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About the tool:

Guidance: Preparing pre-read material for preparing patients to
input into an Early Dialogue (Briefing Book)

For HTA bodies preparing an Early Dialogue process that includes

Who is it for? )
attendance by patient experts

To provide guidance on the pre-reading material on the specific content

What is its purpose? . . -
of an Early Dialogue to help patients prepare their input

50
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About the tool:
Template: Summary of Early Dialogue Briefing Book for patients

Who is it for? For HTA bodies preparing an Early Dialogue process that includes
' attendance by patient experts

What is its purpose? To provide a template for adaptation on capturing a plain language
I summary of the details of a specific Early Dialogue
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About the tool:
Guidance: Interview methods

Who is it for? For HTA bodies preparing an Early Dialogue using interviews with
' patients as the main input

To provide high level guidance on the various approaches that can be
considered

What is its purpose?

55
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https://www.hisengage.scot/equipping-professionals/participation-toolkit/one-to-one-interviews/
https://www.cadth.ca/sites/default/files/pcodr/pCODR's%20Drug%20Review%20Process/pcodr-patient-guide.pdf
https://www.cadth.ca/sites/default/files/pcodr/pCODR's%20Drug%20Review%20Process/pcodr-patient-guide.pdf
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About the tool:

lllustrative sample: Interview discussion guide for an Early
Dialogue

Who is it for? For HTA bodies preparing to interview patients as the input into an Early
' Dialogue process

What is its purpose? To provide a menu of sample questions that can be adapted to build an
8 interview guide for a specific Early Dialogue

59
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About the tool:

Guidance: Ethical considerations for engaging patients in an Early
Dialogue process

Who is it for? For HTA bodies preparing to interview patients as the input into an Early
' Dialogue process

WHEIRERIERolERelel{=¥N To consider the ethical aspects of interviewing patients

66
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About the tool:
Guidance: Patient considerations for a face-to-face meeting

Who is it for? For HTA bodies preparing a face to face meeting that includes
' attendance by patient experts

To provide high level guidance on issues to consider in preparation of
the meeting

What is its purpose?

70
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http://www.twocanassociates.co.uk/wp-content/uploads/2017/06/GuidanceForChairs-16-2-10.pdf
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About the tool:
Checklist: Preparing for a face-to-face meeting

Who is it for? For HTA bodies preparing a face to face meeting that includes
' attendance by patient experts

WHEIRERIERolETfelolS{=¥ 8 To provide a summary check list of items to consider
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About the tool:

Guidance: Patient considerations for teleconferences and virtual
meetings

Who is it for? For HTA bodies preparing for a teleconference with patient experts or
' preparing a virtual meeting

What is its purpose? To provide high level guidance on issues to consider in preparation of
B the call/meeting

78
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About the tool:
Checklist: Preparing for ateleconference or online meeting

Who is it for? For HTA bodies preparing a teleconference or virtual meeting that
' includes attendance by patient experts

WHEIRERIERolEfelol{=¥ To provide a summary check list of items to consider

82
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About the tool:

Template: Feedback form for patient experts attending a face-to-
face meeting

Who is it for? For HTA bodies conducting face-to-face meetings with patient experts

To provide a template form to gain feedback from the patients on the
meeting and their experience of the Early Dialogue process

What is its purpose?

85
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About the tool:

Template: Feedback form for patient experts attending an Early
Dialogue teleconference meeting

Who is it for? For HTA bodies conducting teleconferences with patient experts

To provide a template form to gain feedback from the patients on the
teleconference and their experience of the Early Dialogue process

What is its purpose?

90
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7: How satisfied were you with the pre-teleconference materials?

Very unsatisfied Somewhat Neutral Somewhat Very satisfied
unsatisfied satisfied
| | O O O

Additional comments:

8: How satisfied were you with the support you received to prepare for the teleconference?

Very unsatisfied Somewhat Neutral Somewhat Very satisfied
unsatisfied satisfied
| | O O O

Additional comments:

9: How satisfied were you with the way the teleconference was chaired?

Very unsatisfied Somewhat Neutral Somewhat Very satisfied
unsatisfied satisfied
O O O O O

Additional comments:
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10: Did you feel you had enough opportunities to make your points?

No Yes

] |

Additional comments:

11: What suggestions do you have to make this process better for other patient experts

[Back to contents page]

[Back to start of Section 3: Resources to support HTA bodies in engaqging patients for
Early Dialogues]
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About the tool:

Template: Feedback form for patient experts attending an Early
Dialogue virtual meeting

Who is it for? For HTA bodies conducting virtual meetings with patient experts

To provide a template form to gain feedback from the patients on the
virtual meeting and their experience of the Early Dialogue process

What is its purpose?
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Template: Feedback form for patient experts
attending an Early Dialogue virtual meeting

Part A: Your feedback on the whole Early Dialogue process - from
when we first contacted you until the Early Dialogue was finished

1: When we first contacted you and explained the Early Dialogue, what were your expectations?

2: Did it meet these expectations?

No Yes

| |

Additional comments:

3: How satisfied were you with the overall experience of being involved in this Early Dialogue?

Very unsatisfied Somewhat Neutral Somewhat Very satisfied
unsatisfied satisfied
O O O O O

Additional comments:
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4: What part of the whole process worked well for you, and why?

5: What part of the whole process could have been better, and why?

Part B: Your feedback on the Early Dialogue virtual meeting

4: How satisfied were you with the overall experience of the virtual meeting?

Very unsatisfied Somewhat Neutral Somewhat Very satisfied
unsatisfied satisfied
O O O O O

Additional comments:
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5: How satisfied were you with the pre-meeting materials?

Very unsatisfied Somewhat Neutral Somewhat Very satisfied
unsatisfied satisfied
| | | O O

Additional comments:

6: How satisfied were you with the technical support you received?

Very unsatisfied Somewhat Neutral Somewhat Very satisfied
unsatisfied satisfied
| | | O O

Additional comments:

7: How satisfied were you with the way the virtual meeting was chaired?

Very unsatisfied Somewhat Neutral Somewhat Very satisfied
unsatisfied satisfied
O O O O O

Additional comments:

98

Copyright 2020 PARADIGM - Patient Involvement in HTA Early Dialogues: Tools and resources for HTA bodies



OO PARADIGM . \|Ingvative

Patients Active in Research and Dialogues \ -
for an Improved Generation of Medicines | N | t \ Fl t | \,u

8: Did you feel you had enough opportunities to make your points?

No Yes

| |

Additional comments:

9: What suggestions do you have to make this process better for other patient experts

[Back to contents page]

[Back to start of Section 3: Resources to support HTA bodies in engaqing patients for
Early Dialogues]

99

Copyright 2020 PARADIGM - Patient Involvement in HTA Early Dialogues: Tools and resources for HTA bodies



(oTQ) PARADIGM : mm()jvduve

r Patients Active in Research and Dialogues \ n-]e ICl n‘gg
for an Improved Generation of Medicines ./ | n | t ‘ at | \/ e

About the tool:
Template: Thank you and feedback letter

Who is it for? For HTA bodies involving patient experts in Early Dialogues

WHEIRERIERolEfelo =¥ To provide feedback to patient experts at the conclusion of the process
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Template: Thank you and feedback letter

The example letter below is provided as a suggestion. HTA bodies conducting Early Dialogues with
patient experts will need to adapt this letter to match their process. This template includes a section
where the HTA body can list the patient perspectives and inputs that improved the quality of the Early
Dialogue discussions.

Dear

| am writing to thank you for your time and the commitment you showed in the recent Early Dialogue
process on [DISEASE AREA]. It is vitally important that patient perspectives are considered by the
developers of medicines and your insights and opinions were greatly valued. Hearing the patient
perspective at a point in time where medicines developers can change their plans provides them with
an opportunity to refine their clinical trials to more closely meet the needs of patients.

In particular, your perspectives on [INSERT SUMMARY DETAILS OF PATIENT INPUT*] were valued by
the medicine developer and have been included in the final report sent to them.

We are always trying to improve our own processes and would very much like to understand how we
can make the experience of patient experts in Early Dialogues even better. | ask that you complete
[the attached feedback form] / [feedback survey (link)] so that we can understand how you
experienced this whole process.

[OPTIONAL SECTION] We will share this feedback across the team and use it to further improve the
way we engage patients in the future. It will help us refine our processes to make sure patient

participation in our Early Dialogues is a positive experience for those taking part.

Best wishes,

* It is recommended to insert as much detail as possible into the letter to show that the points made
by the patient participants have been recognised

[Back to contents page]

[Back to start of Section 3: Resources to support HTA bodies in engaging patients for
Early Dialogues]
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Limitations and opportunities

Limitations

This toolkit was created with input from a collection of HTA bodies, predominantly western
European/Canadian and so there may be some needs of Eastern European bodies that have not been
addressed. This was mitigated in the final workshop where the outline of the tools was discussed with
HTA bodies, including representation from the Hungarian body, the National Institute of Pharmacy
and Nutrition (NIPN).

The toolkit has focused on producing simple, short tools, checklists and guidance, and so is not
exhaustive

The toolkit has been created to address a combination of different methodologies used by various
HTA bodies and agencies — as such it does not go into depth in the detailed steps of any single Early
Dialogue process.

The tools in this toolkit have been designed and written for HTA bodies and agencies to use, and so
while some tools may be useful to other stakeholders, the tools have not been specifically designed
for use by others.

More established regulatory Early Dialogues, such as with the European Medicines Agency (EMA)
have not been addressed in this toolkit. Emphasis has been focused on the HTA perspective, though it
is recognized that Early Dialogues with regulators and HTA bodies do occur.

Opportunities

The toolkit has been designed to be adaptable. All tools are provided in Microsoft Word format for
easy editing and additions. There is an opportunity for HTA bodies and agencies to tailor these tools
to their specific processes.

The toolkit is based on current Early Dialogue processes, monitoring the evolution of these processes
will provide an opportunity to update this toolkit to capture new or refined processes.

There remains an opportunity to include the regulatory perspectives of Early Dialogues within this
tool, and an opportunity for a new chapter of the tool that focuses purely on the regulatory Early
Dialogues.
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ANNEXE: PARADIGM Glossary

Disclaimer: The terms used here have been defined or agreed upon within the context of this project.
They should not be considered as exhaustive, finite or purposely exclusive of other considerations,
but are representative of the specific focus of this project and its actions.

Code of conduct: collection of rules and regulations that include what is and is not acceptable or
expected behaviour (PARADIGM)

Community Advisory Board: Community Advisory Board (CAB) refers to a group of patients who offer
their expertise to sponsors of clinical research and who advise several sponsors in their field. CABs are
autonomous bodies, not related to the sponsor or chosen by them (EURORDIS)

Confidentiality Agreement (CA)/Non-disclosure agreement (NDA):

Legal contract between at least two parties that outlines confidential material, knowledge, or
information that the parties wish to share with one another for certain purposes but wish to restrict
access to. (Wikipedia https://en.wikipedia.org/wiki/Non-disclosure agreement)

Consultancy:

Advice provided on company- or academia sponsored clinical trial protocols including related
documents, regulatory documents or information about the products under discussion (e.g. medicinal
products, biomarkers), strategic initiatives and other projects of commercial or academic relevance
(PARADIGM)

Design of clinical trials: Designing protocols, discussing patient burden, discussing patient related
outcomes (PARADIGM)

Early dialogues with regulators and Health Technology Assessment bodies: Early (multi-stakeholder)
discussions between industry, HTA agencies and/or regulators (and in some contexts with payers) to
discuss developmental plans for a medicinal product and to ensure they meet the requirements.

* Early dialogue is not a decision-making time for any party. In practice it more closely resembles
consultation with the chance for feedback and input (two-way communication). (PARADIGM)

Health Technology Assessment (HTA): A multidisciplinary process that uses explicit methods to
determine the value of a health technology at different points in its lifecycle. The purpose is to inform
decision-making in order to promote an equitable, efficient, and high-quality health system.
(O’Rourke et al. 2020 https://doi.org/10.1017/S0266462320000215)

Health technology assessment (HTA) body: A body that undertakes or commissions health technology
assessment to form recommendations or advice for healthcare funders and decision-makers on the
use of health technologies (PARADIGM)
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Healthcare professional (HCP): This category of stakeholders is broad and heterogeneous as it
encompasses general practitioners, nurses, clinical investigators/academics, pharmacologists, etc.
(PARADIGM)

Medicine developer: Includes any organisation involved in the research, development, manufacture,
marketing and/or distribution of medicinal products and/or any other health products such as medical
devices or digital solutions. Clinical/contract research organisations (CROs) or consultancy companies
providing advice or services relating to the above activities, fall under the definition of medicines
developers. Research organisations including universities and learned societies (i.e. an organisation
that exists to promote an academic discipline, profession) are also included in the definition of
medicines developers (PARADIGM)

Medicines development/medicines research and development (R&D)/ medicines lifecycle

(in PARADIGM these terms are used interchangeably): A medicines lifecycle comprises research and
discovery, development (preclinical and clinical), marketing authorisation, post-approval, HTA, pricing
and reimbursement, commercialization, lifecycle management and Pharmacovigilance until
deregistration. (PARADIGM, adapted from: EUPATI; https://toolbox.eupati.eu/resources/making-a-
medicine-step-7-phase-ii-proof-of-concept /European Commission:
https://ec.europa.eu/competition/sectors/pharmaceuticals/cycle.html EFPIA:
https://www.efpia.eu/about-medicines/ Frontiers ‘The Life Cycle of Health Technologies. Challenges
and Ways Forward, Ifiaki Gutiérrez-lbarluzea et. al. 2017’
https://www.frontiersin.org/articles/10.3389/fphar.2017.00014/full)

Memorandum of Understanding (MoU): Type of agreement between two (bilateral) or more
(multilateral) parties. It is not legally binding, but it expresses willingness between the parties to take
forward a common line of action. (Investopedia https://www.investopedia.com/terms/m/mou.asp)

Participating organisation/engaging partner: An organisation which is organising and/or participating
in a PE activity (PARADIGM)

Patient: covers the following definitions:
“Individual Patients” are persons with personal experience of living with a disease. They may
or may not have technical knowledge in R&D or regulatory processes, but their main role is to
contribute with their subjective disease and treatment experience.
“Carers” are persons supporting individual patients such as family members as well as paid or
volunteer helpers.
“Patient Advocates” are persons who have the insight and experience in supporting a larger
population of patients living with a specific disease. They may or may not be affiliated with an
organization.
“Patient Organization Representatives” are persons who are mandated to represent and
express the collective views of a patient organization on a specific issue or disease area.
“Patient Experts”, in addition to disease-specific expertise, have the technical knowledge in
R&D and/or regulatory affairs through training or experience, for example EUPATI Fellows
who have been trained by EUPATI on the full spectrum of medicines R&D.
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(The European Patients’ Academy on Therapeutic Innovation (EUPATI)
https://www.frontiersin.org/articles/10.3389/fmed.2018.00270/full)

Patient community: Patients, patient representatives including their family and carers, patient
advocates and patient organisations (PARADIGM)

Patient engagement: the effective and active collaboration of patients, patient advocates, patient
representatives and/or carers in the processes and decisions within the medicines lifecycle, along
with all other relevant stakeholders when appropriate (PARADIGM)

Patient organisations: Patient organisations are defined as not-for profit organisations which are
[patient-]focused, and whereby patients and/or carers (the latter when patients are unable to
represent themselves) represent a majority of members in governing bodies (EMA 2018a)

Payer: Institution, organisation or individual paying for healthcare or health services (PARADIGM)

Pharmaceutical industry: The pharmaceutical industry is comprised of many public and private
organizations that discover, develop, manufacture and market medicines for human and animal
health. In short, the term “industry” is used to refer to the pharmaceutical industry (PARADIGM)

Policy-maker(s) (or policymaker(s)): A member of a government department, legislature, or other
organization who is responsible for making new rules, laws, etc.
(https://dictionary.cambridge.org/dictionary/english/policymaker)

Regulatory authority (or regulatory agency or in short ‘regulators’): A body that carries out regulatory
activities relating to medicines, including the processing of marketing authorisations, the monitoring
of side effects, inspections, quality testing and monitoring the use of medicines. (EMA)

Representative for pharmaceutical industry: An employee of the pharmaceutical industry designated
to represent the company position in project/consortium/body (PARADIGM)

Research priority setting: Providing opinion, providing evidence and/or being part of a group that
decides what is important to research. Design of clinical trials (PARADIGM)

Three main decision-making points: The term, ‘decision-making points’ is defined as the key points in
the development lifecycle of medicinal products. The three decision-making points relevant to
PARADIGM are: research priority setting, design of clinical trials and early dialogues with regulators
and Health Technology Assessment bodies (PARADIGM)

Vulnerable / underrepresented groups: Children and young patients, people living with dementia and
their caregivers. This definition can also include underrepresented groups (e.g. migrant and non-
settled populations, substance users, incarcerated people and people with mental health disorders
other than dementia). (PARADIGM)

Terms related to HTA Early Dialogues
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Patient expert (in the context of HTA Early Dialogues)

A term used by HTA bodies to mean a patient living with the condition who provides their patient
expertise at the Early Dialogue. In this context, the patient expert does not necessarily need to know
the details of medicine development and clinical trial design.

Briefing Book

A document prepared by a medicine developer to guide discussion in an Early Dialogue. It outlines the
details of the medicine being developed and a description of how the company plans to collect
evidence in clinical trials.

Vignette
A short descriptive account of an Early Dialogue, usually a simplified case study.
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