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Our mission

EURORDIS works across borders and diseases to improve the lives
of all people Ii\u'.7 with rare diseases.
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90’s — The roots of patient activism — the
HIV outbreak

URORDIS

RARE DISEASES EUROPE

o When talking about patient engagement in medicines life-cycle, we
must remember that major principles have been established by the
HIV community

o These basis (e.g., ethical principles), as well as some methodologies
developed at the time are still in use nowadays such as the
Community Advisory Boards (CABs)

o 'CABs were formed by people living with HIV to help shape and
consult on clinical research. This could be considered as the beginning
of AIDS treatment activism

o First delegation of patients to the European Medicines Agency for a
dialogue with regulators in 1996

EURORDIS.ORG
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2000 - Launch of the Orphan Regulation

Rare diseases — Pioneers of patient involvement in regulatory advice and
decision-making

Regulation (EC) No 141/2000 laying down the creation of the COMP -

First committee with patients as full Members (3 seats for Patient
representatives)

Followed by patients included in EMA Management Board 2005, WG with
Patients & Consumers / PCWP (2003 /2006), PDCO (2007 — 3+3), CAT (2008 —
2+2) and PRAC (2012 — 1+1)

2005: Patients included in Scientific Advice discussions with sponsors for
orphan medicines (Protocol Assistance) — extended to all medicines in 2013

More and more EMA activities including patient input (Review of Orphan
Summaries from 2002, Patient leaflets from 2007, CHMP Oral explanations
from 2014, First public hearing in 2017, CHMP early dialogue with patient and
healthcare professional organisations, etc)

EURORDIS.ORG


https://eur-lex.europa.eu/legal-content/EN/TXT/PDF/?uri=CELEX:32000R0141&from=EN
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2008 - First edition of the EURORDIS
Summer School

o COMP first Chair (Josep Torrent-Farnell) and first vice-Chair (Yann Le

Cam, EURORDIS CEQO) — together they created the EURORDIS
Summer School for Patient representatives

o More than 800 patients trained to Medicine R&D since then
o 2014 - first time we had researchers at the Summer School
o Partners in IMI EUPATI for all diseases = Foundation

o In parallel, evolution of the Summer School into EURORDIS Open
Academy with Winter School for translational research, Digital School,
etc

o Capacity building programmes - EJP-RD/ERDERA

o Open Academy: MRD (Medicines R&D) and SITR (Scientific Innovation
& Translational Research)

EURORDIS.ORG
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2018 — EURORDIS Black Pearl Awards
given to EFPIA & companies having
committed to IMI PARADIGM

RARE DISEASES EUROPE

3, [ s a public-private partnership and o-led by atlan o PLA
uropean AGaIE
Patient PARADIGMs mission |5 10 providge a unique framework that enabies structured, effective, meaningful ethical, Innovative
ents
Forum and sustainable patient engagement (PE) and demanstrates the return on the engagement’ for all players
wch needed pv.u;:'_'.:'. and toals foe three key decislon-making paints: research priority

* The objective |s to dévelop m.
setting, design of clinical triats and early dialogue ding on advances at Intermational leval, PARADIGM will integrate
e I a the needs, perspe s and expectations of all actors (including vulnerable populations) involved and will also
produce & et of metr D as e 3{ e m | 4

{3 [0 measure the Impact of patient engagement

Advancing meaningful patient engagement in the life
cycle of medicines for better health outcomes.

EURORDIS.ORG
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PARADIGM Patient engagement
toolbox - Recommendations/How-to
do PE & Managing competing interests

- Research & priorities setting
- Design of clinical trials

- Early dialogues with regulators and HTA bodies
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Recommendations on required capabilities

for patient engagement

PARADIGM Patient Engagement Toolbox

I'his toolbox centralises all PARADIGM's co-created recommendations, tools and relevant
background Information to make patient engagement in medicines development easier for all.
Browse from the sections below for the tools you might need, hover over to see a quick preview
and click on the tool to access all related resources. Let us know how you've used these tools, we'd

love to know how they've helped you In your patient engagement activities!

Ralsing awareness on managing competing
nlerests ina multi-stakehelder environment:

e 10 patients and engagling stakeholders

ntin Early Dislogues: Tools and

gres for HTA bodies

nL agreements explained

Parlent engagement In medicines development!

mmendations on how to find the right

match for the right patient engagement act

Bar nors
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Patient Engagement Monitoring and Evatuation
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EURORDIS Patient engagement functions

Single point of contact both internally and externally hence initiating, facilitating
and overseeing the engagement process

Identify the right patients for the PE activity

Operationalise and manage PE throughout the process from start-to-finish
Handle requests for collaboration that can cover a very wide range of activities
Ensure maintenance of the quality of the PE process among the different functions involved
(e.g. Clinical research team)

Establish and/or implement the defined framework for PE

Be accountable towards the processes

Act as reference/ expert in patient engagement within their organization

Raise awareness about and foster PE

Provide support to other functions on PE

Organise training on PE for the organisational functions directly involved in PE

ANANE NN

AN NI NI NI NN

Patient engagement functions might be organised by types of activities in which the
engagement of patients is requested (i.e. clinical trial design) or by medical areas.

EURORDIS.ORG
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PARADIGM Patient Engagement Toolbox

I'his toolbox centralises all PARADIGM's co-created recommendations, tools and relevant
background information to make patient engagement in medicines development easier for all.
Browse from the sections below for the tools you might need, hover over to see a quick preview

and click on the tool to access all related resources. Let us know how you've used these tools, we'd

love to know how they've helped you In your patient engagement activities!

Ralsing awareness on managing competing The code of conduct Patient Engagement Monitoring and Evaty

ramework

Community Advisory Boards (CABs) can
improve research by providing direct and
independent advice from the community

patlent engagement resources for HTA bodies of patients about different aspects of a

e it clinical trial in ways that are more

‘atient engagement agreements explained inclusive from the perspective of patients.
- Setting up and running a CAB requires

qagement In medicines development: careful planning, organisation, follow-up,
O N ORI g fe i monitoring and evaluation (...)

match for the right patient éngagement actlvity
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PARADIGM Patient Engagement Toolbox

I'his toolbox centratises all PARADIGM's co-created recommendations, tools and relevant
background information to make patient engagement in medicines development easier for all.
Browse from the sections below for the tools you might need, hover over to see a quick preview
and click on the tool to access all related resources. Let us know how you've used these tools, we'd
love to know how they've helped you In your patient engagement activities!

55 on managing competing

s ina mutti-stakehelder environment: Framework

eholders

10 patients and engaging stz

iy Boards: Guidance
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ment of the EUPAT

Early Dialogues: Tools and
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Parlent engagement In medicines development
Recommendations on how to find the right
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EURORDIS experience with patient
engagement, projects and initiatives
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EMA Scientific
Committees
(COMP, CAT,
PDCO, PRAC)

Protocol
assistance/
scientific
advice
SAGs, CHMP
early
dialogues with
POs

dialogues with
payers

Mechanism of
Coordinated
Access to
Orphan
Medicinal
Products

Health
Technology
Assessment
Stakeholder

Network

EMA-HTA
parallel
consultation

Community
Advisory
Boards (e.g.
DMD CAB,
Cystic Fibrosis
CAB)

European
Patient
Advocacy
Groups
(ePAGs)
for the 24
ERNs

Research:
e.g. through
ERDERA

Former EJP-
RD PE
Working
Group: Co-
creation of
guidelines for
PE in research
projects

Multiple forms of Patient Engagement

Also: Digital
Health, Social
policies, etc
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4 projects to advance PE in clinical trials design and set-up Outputs/PE tools for co-creation

Public-private partnership (IMI) - Advancing PARADIGM toolbox e.g. recommendations
2018-2021 (_;Q PARADIGM meaningful patient engagement in the life cycle of on required capabilities for patient
O Bsisnwses medicines for better health outcomes. engagement
‘conect Public-private partnership (IMI) - Better medicines Children and families play an active role in
2018-2025 4Chlldren for babies, children and young people through a clinical trial development + organisation of
* . uesmeeenosior—— nan-European clinical trial network. multi-stakeholder meetings
™~ EU-funded project (Horizon Europe) — Platform to Patient champions, Patient Advisory
2022-ongoing ?,.EED; " drive forward the repurposing of medicines in Groups (PAGs) & multi-stakeholder
@ | Europe. meetings
=
Public-private partnership (IHI) - cutting-edge Patient Advisory Groups (PAGs) & multi- g
o I:II-I operational and methodological tools and resources stakeholder meetings E
2025 onwards m - that can dramatically advance the evaluation of new =
treatments for people living with a rare and ultra- o0

rare disease.

=
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Co-creation in action

Patient Champions Patient Advisory Groups (PAGs) Multi-stakeholder meetings (MSMs)
Patient, carer or patient representative in a PAGs guarantee representative, robust and balanced Dialogue and constructive interaction between
duet with project Pls contribute to range of insights into the diseases. INR4ALL, they act  ALL relevant stakeholders: clinicians, academics,
Repurposing Development Team Meetings as an additional source of input for the Patient patients and patient representatives,
(RDT) and provides input in defining research  Champion, the project team and the wider pharmaceutical companies, regulators, HTA,
guestions and plan, developing Target consortium. In RealiseD, they will provide input into payers, etc to share information and advance
Product Profile and patient-facing documents  methodologies, statistical and operational learning to inform on the current state of art in
and in monitoring and disseminating approaches for the defined use cases. research and therapeutic development for a given
progresses PAGs should be able to operate independently of the  disease and possibly address a specific problem

project team and the Pls/champion statement

{45 Attend and actively participate in the

Repurposing Development Team
meatinga as wall as the Patient Advocacy Principal b=
Group meetings Investigator ety o1 he sochect team anc of (he O3 g DANNE-T00, St S0 20 [ = =
(/) Provide evidence-based insight to the ]
mw«r.tt Tearn in different stages of the Patlent REMEDI4ALL Paediatric Inflammatory Bowel Disease: A Multi-Stakeholder Perspective [F ]
roject. —
Exnjn\ o\08; Advocacy Patlent to Improve Development of Drugs for Children and Adolescents
ples; Group ey Engagement =
v Defining research questions \ Team f :
+ Defining the research plan =
* Developing patient-relevant Target lad
Product Profile Rapurposing Othara (e.9.; [ = o
« Developing patient-tacing documents Development pharmaceutical s |
v Monitaring and disseminating Team company) Ll
progress
PRCID: PNEIDNI45AS PRID: JELSELLA
REC Shoe e - * “conect REC e
RE RE - c RE i 5
) 8CINES ) g0 Eho X MED{ £s
MED:C |\ S MED: 1\ b C ildren
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4Al I m ) et e eorE Phancen LSRR SR DR IO g ) et e eorE Pl
# CLMCAL TRALS POR CIMLOREN -



'.

i

iﬁy@ggm EURORDIS colleagues

", conect . S

mEthadalogical Jonul Approsch o
4ALL / cLInlcal Lriats M uluararE rxscms
rox.wowm\'z NETWORK YOR LUROPEAN /

CLINDCAL TREIALS FOR CMILODREN

EURORDIS.ORG

Rita

Maria Gulcin Claudia

—

6



P

"~
*
]

-~

% EURDRDIS

RARE DISEASES EUROPE

Therapesar ivacvodtion & Regulatory Science
hitpre/idiol org/ 10, 1007/543441-021-00282-2
ORIGINAL RESEARCH )
Owad tw

Sustaining Meaningful Patient Engagement Across the Lifecycle
of Medicines: A Roadmap for Action

Maria Cavaller-Bellaubi, PharmD' - Stuart D, Faulkner, PhD? . Bryan Teixeira, PhD’ - Mathieu Boudes, PhD* -
Eva Molero® - Nicholas Brooke® - Laura McKeaveney’ - Jeffrey Southerton® - Maria José Vicente® - Neil Bertelsen™ .
Juan Garcia-Burgos, MD'' - Vinciane Pirard, MD'? - Kirsty Reid, MD"? - Elisa Ferrer, PharmD, PhD'

3 PARADICM
e —~—

T hawve a comvanon Tramework hat enabdes stroctuned, effective, meamsoghul, othicel, innovative, and sustaloatie pationt
engagemant and demanstrates the Tetuen on engagement” for Jl players

PE Sustainability Roadmap Visual Summary

2. INCLUSION & 3. MINDSET &
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Further reading

Cavaller-Bellaubi etal.
Research involvement and Engagement (2024) 10:125
https://doi.org/10.1186/540900-024-00658-z

Research Involvement
and Engagement

A matrix tool to foster patient engagement =i
in children, adolescents and young adults:
report from a multistakeholder workshop

Maria Cavaller-Bellaubi'*®, Eva Degraeuwe*®, Johan Vande Walle'**®, Elke Gasthuys™*® and
Agnieszka Prytula'?® on behalf of the expert group
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Matrix elements for
Paediatric Patient sl -—

Neticetagy’
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https://link.springer.com/article/10.1007/s43441-021-00282-z
https://link.springer.com/article/10.1007/s43441-021-00282-z
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virginie.hivert@eurordis.org
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