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Polling Question 1

Why are you here today? Pick your top reason!

a) Love the topic

b) Fan of the panelists

c) Member of Patient-Centered SIG
d) Other



Polling Question 2

What does “integrating the patient voice’ mean
to you in this context?

a) QALY as a health outcome measure

b) A societal perspective

¢) PED and patient communication

d) Patients as research partners

e) Select patient-relevant inputs and outcomes and
incorporate patient values in decision-making
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To stimulate REAL DEBATE on the essence of incorporating the patient* voice into
economic assessments of health technologies

Assess the present state of integrating the patient voice in HTA and economic modeling, and recognize
challenges and opportunities

|dentify best approaches for integrating the patient voice in health economic assessments

Evaluate the impact of integrating the patient voice on economic assessment methods and outcomes, and
consequently on healthcare decisions

Explore additional potential roles for patients with the HTA process that could impact economic evaluation

*In this issue panel, patients encompass all types of representatives from a specific community of interest,
including patients, carers/caregivers, family members, and other types of patient representatives?®

a. National Health Council. Who is the Patient?” Tool. https://nationalhealthcouncil.org/who-is-the-patient-tool/. Accessed on 10/7/2024
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Economic Assessment of Health Technologies

The economic assessment plays a pivotal role within the HTAs of many countries, providing a systematic and
comprehensive analysis of the economic implications associated with the introduction of new health technologies into

healthcare systems.

CEA and BIA Requirements in 8 European Countries?

TLV NICE AOTMIT RedETS & ICP
i \LZ
Z1S

Perspective  Widest possible Payer Societal NHS or societal Societal (indirect Public payer and NHS and
if justified costs reported patient societal (rarely
separately) used)
CEA Yes Optional CBA Yes Yes Yes Yes Yes Not mandatory
BIA Not mandatory Yes Not mandatory Yes, Bl to NHS Yes Yes Yes, Bl to payer Yes, Bl to NHS
but highly
recommended |

By quantifying the economic implications of health technologies, economic assessments support pricing and
reimbursement decision-making and priority setting, ensuring that scarce resources are allocated to interventions that

offer the greatest overall value to patients, healthcare systems, and society.

a. Angelis, Lange, & Kanavos. Using health technology assessment to assess the value of new medicines: results of a systematic review and expert consultation across eight European

7 countries. Eur J Health Econ 2018(19), 123-152. https://doi.org/10.1007/s10198-017-0871-0
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Health problems and currently used health technologies

Description of health technology under assessment

- Clinical Assessment o :
(jointly done by the member Relative clinical effectiveness

states) .
Relative safety

Economic evaluation

Ethical aspects

National Level Non-Clinical Assessment Organizational aspects

Social aspects

Legal aspects

a. European Commission. IMPLEMENTING THE EU HEALTH TECHNOLOGY ASSESSMENT REGULATION. https://health.ec.europa.eu/document/download/84c1ec8f-9be3-4073-aceb-
8 330764c93152_en?filename=hta_regulation-implementation_factsheet_en.pdf
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Integrating the Patient Voice into Economic Assessments

In my opinion, integrating the patient voice into economic assessments of health technologies aligns with the
ISPOR Patient-Centered SIG definition of “patient engagement’@, emphasizing the active, meaningful, and
collaborative interaction with patients across all stages of the economic assessment process.

Patient HTA
O

Patients provide unique insights Technical requirements in Neglecting patient preferences
into the real-world impact of economic assessments can and experiences in healthcare
health technology hinder patient participation evaluations may lead to decisions
Patient engagement improves Traditional standard processes not fully aligned with patient
healthcare decision-making and can limit patient input in economic needs and values

resource allocation in economic assessments

assessments

a. Harrington, Hanna, Oehrlein, et al. Defining Patient Engagement in Research: Results of a Systematic Review and Analysis: Report of the ISPOR Patient-Centered Special Interest Group,
9 Value in Health, 2020, 23(6), 677-688, https://doi.org/10.1016/j.jval.2020.01.019.
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Examples of Patient Engagement in Economic Assessment

Techniques to Include Carer Quality of Life in
Economic Evaluation?

Early Economic Evaluation of CAR T-Cell
Therapy for R/R B-Cell ALLP<

Research type

Patient partner
Recruitment

Contributing
areas

Partnership
format

Impact

Learnings

Methodological
A LEAP (5 family caregivers with diverse experience)
Through mental health charity organizations and via a colleague

Focus group recruitment and interview, transcript coding,
questionnaire design, Delphi study design, think-aloud interview,
PTO design, dissemination

The LEAP and researchers met 12 times over 4 years, with meeting
dates aligned with relevant work

Created new recruitment and dissemination avenues, made surveys
more accessible, ensured open and honest answers

“Lay participants and professional researchers need training and
preparation,” “practical measures and soft skills are needed to
ensure ongoing engagement,” “care needs to be taken to select
appropriate research tasks for PP/I”

Applied
An expert patient
NR

Setting the research question, determining the study design,
informing the recruitment strategy/consent process/planned
analysis

Through several project meetings and with regular email
correspondence

“Improved recruitment efforts,” “enhanced discussions with patients
and caregivers,” “ensured reflective and representative analysis”

Additional time was needed to ensure the patient partner was
comfortable to engage; attention was required to prevent an undue
power dynamic between the patient partner and research
participants

a. Al-Janabi, Coles, Copping, et al. Patient and Public Involvement (PPI) in Health Economics Methodology Research: Reflections and Recommendations. Patient. 2021 Jul;14(4):421-427.
doi: 10.1007/s40271-020-00445-4. PMID: 32939688; PMCID: PMC7494378.
b. Wilson, Thavorn, Hawrysh, et al. Stakeholder engagement in economic evaluation: Protocol for using the nominal group technique to elicit patient, healthcare provider, and health system
stakeholder input in the development of an early economic evaluation model of chimeric antigen receptor T-cell therapy. BMJ Open 2021;11:e046707. doi: 10.1136/bmjopen-2020-046707
c. Wilson, Thavorn, Hawrysh, et al. Engaging Patients and Caregivers in an Early Health Economic Evaluation: Discerning Treatment Value Based on Lived Experience. PharmacoEconomics
10 40, 1119-1130 (2022). https://doi.org/10.1007/s40273-022-01180-4
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& ... What is Health Technology Assessment (HTA)?

HTA is a multidisciplinary process that

o uses explicit methods to determine(the value of ﬁ&:dg "“"égf
a health teChnOlogy impact population

= Cost / outcome

o at different points in its lifecycle. e HTA advice S—
. . o e . . cultur:;l, legal, t‘:\i:af?t:\m envirofmental
The purpose is to inform decision-making in aspects policy aspects
order to promote an equitable, efficient, and Value depends on perspective taken,
high-quality health system. stakeholders involved & decision
context.

Note 1: Definition of health technology (previous slide)
Note 2: The process is formal, systematic, and transparent, and uses state-of-the-art methods to consider the bes
Note 3: The dimensions of value for a health technology may be assessed by examining the intended and uninten
health technology compared to existing alternatives. These dimensions often include clinical effectiveness, safgi¥, costs and economic
implications, ethical, social, cultural and legal issues, organizational and environmental aspects, as well as wi implications for the patient,
relatives, caregivers, and the population. The overall value may vary depending on the perspective taken, the stakeholders involved, and the
decision context.
Note 4: HTA can be applied at different points in the lifecycle of a health technology, that is, pre-market, during market approval, post-market,
through to the disinvestment of a health technology.

Defined in Multi-Organizational collaboration: INAHTA, HTAI, EUnetHTA, HTAsiaLink, RedETSA, the HTA Glossary Committee, ISPOR & WHO as observer

© HOS 2024, AP. Holtorf O’Rourke et al 2020, DOI: https://doi.org/10.1017/S0266462320000215

ailable evidence.
consequences of using a
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What Can a Patient Contribute to HTA?

Patients help to ensure that HTA determines Value that is relevant to patients

Patient Goals

Patient 1 1 1

he
Q~°a“ KC Experiences OUTCOMES
]
i N oy | ) Better Health

Patient Disease Better Life
Healthcare
Cutture J in context Measurement
Relevance

© HOS 2024, AP. Holtorf



Patient Involvement in HTA Includes

PAR-|'|CIPAT|0N

,‘E‘iff X

%

Two-way communication with patients to
enable researchers & patients to learn from
each other & solve problems along R&D

Current practice: attending meetings,
consultation documents and workshops,
receiving feedback ...

Strengths: local context, dynamic &
responsive, capacity building

© HOS 2024, AP. Holtorf

Robust research into patients’ needs,
preferences & experiences using
established explicit methods

Current practice: qualitative research,
systematic reviews, patient preference
studies, PROMs / PREMs

Strengths: Representativeness & allows
addressing bias, strength of numbers /
statistics, may include patients as co-

researchers
4



How are Patients or Patient Organizations Involved
via Research on Their Perspective?

(Quantitative and qualitative research A
* Patient Reported Outcomes
* Patient Experience Research
* Patient Preferences Research

\§ J

Patient preference
studies assess what
matters most to patients,

how much, and what
tradeoffs patients are Patient Reported

willing to make.

Experience Measures

© HOS 2024, AP. Holtorf



How are Patients or Patient( Organization)s Involved
via Participation?

(Participation )
* Information PARTIC|PATION

* Consultation - va.

* Involvement il “g ‘

e Collaboration o~ S £ d
k- Empowerment

] . Horizon » Topic » Scobin » Evidence
Organizational Level Scanning Selection ping collection
: | Professional and Draft HTA & .

Asgsfr?::s:::f - Public Y Recommen- K| EV'd:::Ie SB;:SEd
Consultation dations y
4
Post Review & Decision
6

© HOS 2024, AP. Holtorf




v

QA £
@ /A range of activities
which enable patients
B;tiwent to contribute
participation
in HTA \ Knowledge
— What ?

/ Objective: To inform ...
Partnershipand | individual HTAs
collaboration * methods
canresultin a * processes
better outcome

e governance

k° policy. /

Adapted from Single, Morgan, Facey, 2024 © HOS 2024, AP. Holtorf




What is the impact of Patient Involvement in HTA?

Impact on HTA
recommendations /
decision-making

Impact on HTA staff Impact on patient

and processes participants

HTA awareness of patient
involvement importance

* Datainterpretation Acknowledgment

* Patient and caregiver lived Co-construction

experience * Purpose-driven HTA

Culture of patient
Perceptions of patients as participation in HTA
equal partners

e Patient needs

* New data consideration Patient awareness of HTA

HTA engagement culture

* Decision direction Patient decision acceptance

Direct contact / first-hand

e Subpopulations
PoP validation

e (Costdata

HTA process improvement
* Data limitations

* Patient acceptability of
technology

Most cited: ... better understanding of patient experiences and needs and improved ability for data interpretation ...

V Gousset Lopez et al, PCIG at HTAi - JTAHC 2024



Patient Involvement in HE Modelling

Improved Model

Accuracy and Relevance

\ 4

Realistic Assumptions
(Real world experiences and
pathways)

T

Comprehensive Costs
(incl. Hidden cost and wasted
procedures)

¥

Quality of Life Impacts
(as meaningful to the patient
perspective)

© HOS 2024, AP. Holtorf

Enhanced Decision-

Making
’

Broader Consequences

4

Equity Considerations

4

Adherence Factors

10



Placing the patient voice on the health

economists’ bookshelf
Andrew Briggs
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Andrew Briggs

Disclosure statement: [ have acted as a consultant for many
pharmaceutical and device manufacturers, as well as for WHO. 1
have acted as adviser to HTA agencies regarding methods of

economic evaluation.
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The patient voice and the health economists’ bookshelf HYGIENE (P

MEDICINE

OVERVIEW

* Health is two-dimensional
* Culyer’s bookshelf analogy
* Adding the patient voice

* Lessons learned

GLOBAL
HEALTH
ECONOMICS
CENTRE



“¢ And in the end, 1t’s not the years in your life that count.
It’s the life in your years.””



Health Economics, Policy and Law (2016), 11, 415432 © Cambridge University Press 2016
doi:10.1017/51744133116000049

Debate

Cost-effectiveness thresholds in health care:
a bookshelf guide to their meaning and use

ANTHONY ]J. CULYER*

Institute of Health Policy Management and Evaluation, University of Toronto, Toronto, Canada

Centre for Health Economics, University of York, York, UK



Culyer’s bookshelf

Health benefit per $1,000

NHI expenditures



Budget defines the threshold

Budget limit

Revealed threshold

Health benefit per $1,000

NHI expenditures



Placing the patient voice on the bookshelf

Budget limit

Revealed threshold

Health benefit per €1,000

Health budget expenditure



Placmg the patient voice on the bookshelf I

Budget limit

Revealed threshold

Health benefit per €1,000

Health budget expenditure



Placmg the patient voice on the bookshelf I

Budget limit

Health benefit per €1,000

Health budget expenditure
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Budget limit

Revealed threshold

Health benefit per €1,000

Health budget expenditure



Voices not voice:
the danger of selective application I

Budget limit

Health benefit per €1,000

Health budget expenditure



Voices not voice:
the danger of selective application I

| Budget limit
% i
o
o
=
=
B ....................................... e TLIIIL susduanunsnnnnnns Revealed threshold
R ET| ST R P A PR P SRS A SR NN mpmype (S (S ED S — New threshold
:lcg llllllllllllllll EEEEEfEEEEgEEEEEEgEEEENEE NN EEEEEEEEEEEEEREEEEEE Y EEEEE Ty EEENEEEEEEEEEEEEN Ol‘iginalthreshold
am

Health budget expenditure
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Health Economic Models Co-Produced with Patients e (s

MEDICINE

Opportunity to engage patients as legitimate stakeholders in the design of health
economic models

Choice of health states

Granularity of health states

Completeness of capture of important aspects for patients

Consequent improvement in the acceptability of modelled analyses to patients
Maximise the likelihood that patient important factors are captured

Identify where there is additional value-add that models miss?

GLOBAL
HEALTH
ECONOMICS
CENTRE



What have we learned?

* (Two dimensional) health measure is required for third party payer health systems
if we are interested in maximising health of all patients

* Inabudget constrained system, additional value from including the patient voice
will increase (decrease) the EC (CE) threshold

* Uniform additional value will not impact the ordering of funded interventions
 Differential values will impact the ordering of funded interventions
» Selective use of patient voice can cost lives and exacerbate existing inequalities

* Important that methods for incorporating the patient voice are applied uniformly
and fairly (critically including displaced technologies)

* Engaging patients as stakeholders in economic model development
should lead to better models = better decisions ((// HEALTH
ECONOMICS

CENTRE



Integrating the patient voice into
economic assessments of health technologies-
a patient advocate’s perspective.

Bettina Ryll, MD/PhD

Melanoma Patient Network Europe, founder
member of the first EU Cancer Mission Board

20t November 2024, ISPOR 2024
[ ]
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Patient and citizen engagement

* Our institutions owe transparency and
accountability towards society.

* Solidarity-based healthcare systems
are funded and supported by
individuals in the belief they are
protected in case of ill-fate.

B. Ryll

()
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The Patient - Patient-Centered Outcomes Research (2021) 14:421-427
https://doi.org/10.1007/s40271-020-00445-4

PRACTICAL APPLICATION t‘)

Check for
updates

Patient and Public Involvement (PPI) in Health Economics
Methodology Research: Reflections and Recommendations

Hareth Al-Janabi'® - Jenny Coles? - John Copping? - Nishit Dhanji' - Carol McLoughlin' - Jacky Murphy? -
Jean Nicholls?

Published online: 17 September 2020
© Springer Nature Switzerland AG 2020

Abstract

Patient and public involvement (PPI) can be used in methods research, as well as applied research, in health economics.
However, methods research goals may seem quite abstract when compared to the lived experiences of lay participants. This
article draws on 4 years of PPI in a research project to develop methods for including family carer outcomes in economic
evaluation. Key challenges in using PPI for health economics methods research relate to (1) training and preparation, (2)
maintaining involvement, and (3) selecting suitable tasks. We suggest three criteria for selecting a research task for PPI input
based on task importance, professional researcher skills gap, and potential PPI contribution.

MPNE




Patient engagement from the
other side of the table

...aS no one is sitting here waiting to be engaged.

s ]




Health Qual Life Outcomes. 2018; 16: 222. PMCID: PMC6267816
Published online 2018 Nov 29. doi: 10.1186/512955-018-1047-z PMID: 30497502

Social media as a tool for assessing patient perspectives on quality of life in
metastatic melanoma: a feasibility study

Amr Makady,®12 Rachel R. J. Kalf,#! Bettina Ryll,3* Gilliosa Spurrier,®> Anthonius de Boer,2 Hans Hillege,®
Olaf H. Klungel,? Wim Goettsch,’? and on behalf of GetReal Workpackage 1

» Author information » Article notes » Copyright and License information PMC Disclaimer
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Concepts of patient engagment

respect for the affected

individual

social responsibility

patient

palicny advocate

lay understanding

personal experience group perspective

patient
advocate
expert

patient
expert

asipedxa |PoIUYdSY

access to technical/
complementary expertise

saouel||e oibajes}s

societal perspective

personal experience group perspective

asiadxa [poluyda}

aVe
> & PCMUEU

CC BY-NC-SA 4.0 PCM4EU, based on MPNE v2.0

RN Funded by
LN the European Union




patient engagement v 1.5

AWARENESS

patients are aware of, appreciate and

patients see how their participation
participate in research

Leads to better products and services

PARTICIPATION

citizen science

PARTICIPATION

patients ensure and validate the

relevance of science and innovation patients shape research

to society
SHAPING
patient ability to patient time patient’s expertise outside
invested disease experience

define and shape

reauired =
. P ’ ‘ MPNE

L v Af ) P
® oD ® e () ccaysa [

B. Ryll

MPNE
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A series of unfortunate evenkts

resource competition
—7  within the system be-

Scale, cost, timelines i
tween personalised and
Variability in recom- non-personalised ap-
&QCV\V\O’.OSECO.L mendations and predic- . proaches
uncertaink tions: e.g. variant calls _ system has no foresight-
J uhcer O‘W\E‘j we KNOW patients will
Lack of standards thcrapies are tested as progress
Unvalidated diagostics between methods single units, at fixed dose system unable to deal
with off-label use in PM
therapy modalities limited, context
e precision immuno- on- %ﬁ‘ta is n(th illf(l)jrmation- ; usually only drugs and what’s
it cology- our tools are o ne tsht(; fe I_’lr_fstente available in a given context, decision-makers have no
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MPNEconsensus 2024

patient consensus meeting on data, Al
and data-dependent business models

registration closed

31st January- 2nd February 2024

Fraunhofer Institute for Telecommunications, Heinrich
Hertz Institute, HHI, Berlin

Lanolin Fabrik, Salzufer 15/16

Building on the concept of the first MPNE consensus meeting, we are delighted to invite you to the patient
consensus meeting on data, Al and data-dependenet business models organised by the Melanoma Patient
Network Europe, supported by European Union Horizon 2020 research and innovation funding under the

iToBoS project, grant agreement 965221.

iToBO'S

Funded by
the European Union

This project has received funding from the European

Union's Horizon 2020 research and innovation
programme under grant agreement No 965221

MPNE overarching consensus statements on data and Al

10.

Data use is an ethical imperative as people are dying and we have data that could
save them.

Data should be used but not abused. Individuals and societies need to be effectively
protected against abuse; this will require new ethical frameworks for the use of data
and Al, diverse risk mitigation strategies and proactivity and agility in the approach.
The approach to data use should be risk-appropriate, similar to the benefit/ risk
trade-offs we see with drugs. Data is not a one-size-fits all category: differentiation of
different data sets and the risks associated with them is critical.

Health data is common goods- it is not acceptable to extract value for a few and
settle patients and society with the risks; this will require new models for business
and research beyond platformization.

Altruism gaslighting is unacceptable: people have valid concerns and reservations,
e.g. with regards to their privacy, protection against misuse and one-sided value
extraction.

We need zero-trust environments beyond the reach of single parties, institutions or
governments for the handling of data, in particular, for genomic data, to protect the
rights of citizens.

Governance needs to ensure that those most affected by the risks have a voice.

We see that tech is not able to self-regulate, control therefore has to occur at the
level of laws and regulations. We need hard guardrails of what is permissible,
real-time monitoring and effective enforcement, e.g. existential fines to ensure
compliance.

We need future-proof approaches, taking into account ‘the unknown unknowns’ of
future technologies. We need to consider the risks for today’s but also for future
generations.

We as patient community need spaces for learning, exchange and debate to develop
understanding and a position on complex topics- such as data and Al- that affect
patients.

MPNE




Community Advisory Board on hrQol- Jan 2024

The Swedish Institute for
Health Economics

Karolinska Institutet

Stackholm School of Economics

' Institute for Research.(slﬁj 9 Helsinki University Hospital
I Q L I L ] F ‘ ‘ Region Upp.sala 9 9 National Cancer Institute
r o e n p ° I n t o r ' ‘ Re_gion?. Skéne Q 9 Tartu University Hospital

PRIME-ROSE cohorts

Radboud University 9
Medical Center

Leiden University Medical o
e e owo @
Sﬂﬂp! 5}'3 Cancer Research UK 9 .
The primary and secondary endpoints of the pragmatic clinical trial should target overall needed R
survival, patient-preferred clinical benefit, patient-reported outcomes and quality of life issues University of Manchester
considered important by and for cancer patients and their caregivers. Such endpoints should T ) . '
be defined together with patients and their caregivers through research models that use open hrQol endpoint for PRIME- riniy College Dublin () 2
knowledge, (social) innovation systems and support end-user engagement |e.g. living labs).
ROSE cohorts; to be B 1 H
Objective 2 ) o S _ determined by patients,
Healthcare professionals and academia will generate clinical evidence, by evaluating .
effectiveness in randomised or cluster-randomised academic investigator-initiated[1] pragmatic clinicia ns, regu Iator‘s, HTAS. .
clinical trials, how to best perform and deploy evidence-based treatment interventions that payers H ::
improve outcomes in real life for routine healthcare, including quality of life, for cancer e
patients who often present with co-morbidities; m24
Masaryk I
Q Lo e taowy

Objective 3 i
MNational healthcare providers, policymakers and authorities in EU Regions, Member States and

IPOPORTO
Associated Countries will have the evidence to implement optimised and affordable ; :

treatments in their healtheare systems, including in everyday medical practice.

Center for Innovation
in Medicine (CIM)

als .
& PRIME-ROSE

Centre Leon Berard Maria Sklodowska-Curie
n, Francg 9 Capital Region Institute of Oncology
Vall D'Hebron e w, Polan

Funded by |nsti:ut:°;9:°r'f’iy- o 9 ° Natianal In.s.tltutenf()n(ulncy
the European Union sl Q

of Split (KBC Split)
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\Example for impact of patient engagement in iToBo

:

activities outputs : | p C
,ﬁ potential new tool to
help patients cope

survey into the
potential for Art
Therapy

idea to see whether
= visual transformation
/ of a mole into a piece

of individual art could =

interaction at MPNE help patients better

event- Bootcamp cope with their

Lisbon 2022: iToBoS Melanoma diagnosis .

partner LJ presenting '
his work on Al

potential for other
applications, e.g. better
recognition of malign
transformatio

/A

iToBoS project became
‘experiencable’ and with
- that, more accessible and
y appro&chable

¥
great interest by some
MPNE members to
engage (some patients ;',
use art as a form of
‘coping)

by .
/ 5

positive oral feed-back
at MPNE conference
‘it’s all very technical
but you can see the
CAREY

demonstrétion/»tstin :
at MPNE events .

increased
- understanding about
European projects and

research in genera
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some personal learnings

* Effective engagement is a long-standing, collaborative process that needs
to include experimentation and learnings

* You need to start early and on neutral territory- the moment a product is
involved, parties have vested interests

* To be truly effective, engagement has to be a two-way process where no
side holds the absolute right to framing and interpretation

 Patient communities have to step up and contribute proactively

* Solid methodology is key, we need 2 level learning- at the level of the
results as well as the methodology

* We need to find methods to include people not like us, e.g. Design Thinking

D
B. Ry




Thank you

bettina.ryll@mpneurope.org
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