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A return to the past, or back to the future?

WELCOME i DAY 2 -

oooooooooooo




HOUSE-KEEPING

A Please turn your mobile phones to silent

AParticipate. |1 toés how vy
experience

A Share your feedback with us in the post-
seminar survey, found on your app

A Join us for lunch before you depart
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I AGENDA Day 2

Establishing and maintaining a direct dialogue between patient

.. Tamas Bereczky, German AIDS Alliance
communities and the congress network

The merits and potential of having the patient
voice at medical congresses A patient organisations perspective Marie-Christine Ouillade, Board Member, SMA Europe

Ellen de Waal, European Hematology Association (EHA) / HARMONY Alliance

The impact of patients at congress Round table discussion

Ellen de Waal, European Hematology Association (EHA) / HARMONY Alliance
Delphine Nicolas, Head Of Global Patient Relations, Servier

Expert panel discussion and Q&A José Zamarriego, Farmaindustria and Chair EFPIA Code Committee
Marie-Christine Ouillade, Board Member, SMA Europe
Tamés Bereczky, German AIDS Alliance

The merits, impact and potential of having the
patient voice at medical congresses

Networking & break

The integration and application of Al in Healthcare Franziska Ja_norschke, GI_obaI Head Data Privacy, Digital & Al Compliance - Ethics,
Risk & Compliance, Novartis
Al, opportunity or risk? Antonio Guadagnoli, Managing Director, MCI Switzerland
Industry expert panel, discussing future scenarios and the potential Franziska Janorschke, Global Head Data Privacy, Digital & Al Compliance - Ethics,
impact on congress and events Risk & Compliance, Novartis
Pierre Metrailler, CEO, SpotMe

Close meeting Approx 12.15 CET Buffet lunch provided
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.The Win-Win Effect of Patient Participation

rious studies have demonstrated the

. Win-win benefits from positive effect on patient involvement,
PATIENT VOICE: it e et

showing that the benefits strongly surpass any

')

\/
v

risks and associated costs for

WH E R E AR E YO U r) ;} Specific ‘ Cradil accommodating such a group of attendees.

4] approach feedback The win-win collaboration between health-care

professionals and patients at a medical

@Dheﬂ health — congresses can provide major benefits,
benefits relationships including the following.
More
Media ’00 engagement
visibility e on Social
Media

d professionals can bens

medical conferen
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GERMAN AIDS ALLIANCE




The merits and potential of
having the patient voice at
medical congresses

Tamas Bereczky, PhD
Deutsche Aidshilfe e.V.
EUPAT¢ ¢ KS 9dzNRLISFY tFdASyGdaqQ ! OFRSYeg F2NJ ¢KSNJ LISdzi A O L

Slides courtesy of EUPATI under Creative Commons
CC BY-NC-SA 4.0 license



https://creativecommons.org/licenses/by-nc-sa/4.0/
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Patient Involvement in medicines R&D:

a practical roadmap EUPATI

: Protocol . Trial
: Synopsis : Steering  |pformation to
;A design : Committe  : participants
Setting T e | : Regulatory
= i . . A - . amendments . .
QO Priorities : : Desian : A improving * A new safety : Data & : _
2T A i . . 9 A adhor =+ information . » A MAA evaluation
s 9 . gap analysis . = A relevant endpoints, . adherence . . . . Safety : A EPAR summaries
feh) % = . early horizon . s APRO : . . Investlgator * Monitorin * A package leaflets
S oo = A scanning : = A in-/exclusion criteria . . : Meetings . g : A updated safety
So@ & Amatching : 2 A diagnostic procedures : : : : Board :  communications
» = : unmet needs H : A patient -reported : . : A trial desian . + A lay summary of
%,'c: . A\év'tfh (esear;:_h t . . outcomes/ QoL measures, . . . recruitmgnt * A benefit/risk . results
2 . el ining p"a‘o'le’(‘j - = A benefit/risk balance . : * A challenges » Adrop -outissues =
T : re Ievantg e . = A ethical issues, : . : Ao ortugnitiés : A amendments .
. \c/)a ue an . + A mobility issues/logistics, . . TR ppt ; ' : .
. utcomes . : A data protection : : CRRARSLE . :
. : = A adherence measures . H 2 amendmen's : .
Research Design Research Conduct and Market Authorization and
and Planning Operations Post -approval
P : Patient Pl : I
: : Information : i Ethics : gtudy : : : Post-Study
O o . P E A oot : ! Review : Reporting : i Communication
s 9 Fundraising : . * A visual design . : A summary of = = A contribution to publications
o ©O for Research : : = A readability : . interim results . : A dissemination of research
SqQ : : Alanguage : Informed : Sﬁ?gﬁ?'”at'on to : *  results to patient community /
é % g : 5 . A d||ssem|nat|on : Consent " Community : I professionals
o) . . .
S n? . raCt!Ca . * Acontent : Health A assessment of
335 : Considerations A visual design : Technol value
O ~ * A contractual issues A readability . €CNNOIOgY A patient -relevant
&= A travel expenses language : Assessment , outcomes
= support for family members - A patient priorities
A mobility
Improving Patient Involvement in Medicines Research and Development: A Practical Roadmap. Geissler, Ryll, Leto, Uhlenhopp , Therapeutic Innovation & Regulatory Science

(2017),doi : 10.1177/2168479017706405, and at www.eupati.eu



Milestones and activities in drug
development
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A Different for Oncology

Research plans

Design of first

Draft Design of

Final Design of

A Eﬁé%\g?gtts patient study pivotal studies pivotal studies
for animal , . Launch -
models £ Primary endpoint: A Additional A Health reparation Design of post
(Draft)TPP feasibilty and endpoints: authority ~ Prep approval studies
relevance feasibility and interactio "

A Unmet A Additional relevance ns A Additional
Medical endpoints: A Relevant A Additional supportive _
Need feasibility and subgroups for endpoints elements Continuous safety

A Primary ; relevance further analysis A for use monitoring
Objective Qualification of A Device and Convenienc

A Standard of endpoints, e.g. QoL application A e aspects A ADR
Care (Patient measures, related aspects Adherence reporting
perspective) biomarker support

ﬁgf‘e_irlfnr:czr;d Early Clinical Development Late Clinical Development Post -approval
Development (Phase 1 and 2a up to PoC) (Phase 2b and 3) activities
In vitro & in Healthy . First gtudy Phase 2b Phase 3
vivo models volunteers in patients *
. . - - . Phase 4,
Decision for Decision Decision Decision for Decision for IR, RWD
Phase 1 for PoM , for Phase Phase 3 Submission
PoC, 2b (Dose (pivotal
Phase 2a finding ) study )

—

Questions related to unmet medical need, (
for primary outcome (TPP), relevant additional

Ginitial studies already in patients

Ovalid for other selected indication s as well
A IIR: Investigator Initiated Research; PIC: Patient Informed Consent ; PoC: Proof of Concept; PoM : Proof of Mechanism ; RWE: Real World Data; TPP: Target

first ) considerations
endpoints

Product Profile; QoL: Quality of Life

Study related activities with changing focus from Phase 2a to Phase 4 (design, outcome
parameter, protocol and PIC, investigator meetings, trial monitoring, communication of
results, etc.) (some questions depend on study phase, some are independent)

EUPATI

Source: EUPATI / Anja Hoffmann / Jan Geissler (2019)



Measuring the impact of patient
engagement

Examples for measurable outputs:

A Time for study conduct

A Number of amendments

A Retention of study participants

A Increased adherence

A Shortened development timelines Ofinancial benefits

A Faster and higher market penetration through better contact with target
patients

A Early contact with the patient as customer
A Comparison to benchmark data/historical data

Source: Paradigm Website:  https://imi__-paradigm.eu/petoolbox/



https://imi-paradigm.eu/petoolbox/

EUPATI Guidance Documents

EUPATI has developed guidance
documents for the interaction of
patient organisations with stakeholders

A inindustry -led R&D
A in HTA bodies

A in regulatory processes
A in ethics committees

Content:

A Overarching principles for Patient Involvement
throughout the Medicines R&D Process

A Suggested working practices

Published in Frontiers in Medicine (Sept 2018)

2" frontiers

- pntiers
M

EUPATI and Patients in Medicines
Research and Development:
Guidance for Patient Involvement in
Ethical Review of Clinical Trials

Ingrid Kiingmann ™, Andrea Heckenberg™, Kay Warner”", David Haerry, Amy Hunter™.
Matthew May* and Woif See™

e

EUPATI Guidance for Patient
Involvement in Medicines Research
and Development: Health Technology
Assessment

," frontiers

55 Kay Wamer'™, Wolf See”, David Hasrry ", Ingrid Kingmann ®, Amy Hunter" and
Matthew May™

," frontiers

i@

EUPATI Guidance for Patient
Involvement in Medicines Research
and Development (R&D); Guidance
for Pharmaceutical Industry-Led
Medicines R&D

O

i®

EUPATI and Patients in Medicines
Research and Development:
Guidance for Patient Involvement in
Regulatory Processes

David Haerry ", Cordula Landgraf’, Kay Warner®, Amy Hunlor*, Ingrid Kingmann'
Matther and Wolf See



https://www.frontiersin.org/research-topics/7005/the-european-patients-academy-on-therapeutic-innovation-eupatiguidelineson-patient-involvement-in-re#articles

Acceleration

of Patient Engagement
decision makers

Growing Expectations & Demand
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ICH

harmenisation

PATIENT FOCUSED
MEDICINES DEVELOPMENT

.

FDA & HIV Patients and
Movement Consumers

Working Party
Patients R
Representatives

Making a Difference

Linear progress until 2019

2013 2016 2017

s
sk

DIA

for better haalth

[

7' EURORDIS

National Institute for
Health and Care Excellence

NIC

November 2020
NICE Details for Patient

Involvement in HTA processes

demand by key

e B )

/iml innovative December 2020
. o initiative CADTH Guidance

for Providing
Patient Input

Guidance for

2019

March, 2020
NIHR Centre for

m EUPATI

European Patients’ Academy
on Therapeutic Innovation

EPFS

European Patients Forum

PDUFA V: Benefit -Risk

Framework

Patient -Focused Drug
Development (PFDD)

Engagement and
Dissemination

- Guidance on

April 2021
GetReal Institute (RWE)

May 2021
MHRA

O

EMA - CHMP Pilot

Phase

March 2021

who to involve with research

ICH Reflection Paper

NIHR | invowve

Different experlences:
A for

- 27 years timeline

Sources: National Health Council & PFMD

Acceleration

in the last 2 years

USA Europe

Global

March 2021 F | EErERTAER
tanezumab PPS I'm A
feedback to Pfizer b a January 2021


https://synapse.pfmd.org/resources/open-consultation-mhra-proposed-patient-and-public-involvement-strategy-2020-25
https://synapse.pfmd.org/resources/nihr-involve-a-framework-for-considering-who-might-be-involved-in-research
https://synapse.pfmd.org/resources/nihr-involve-a-framework-for-considering-who-might-be-involved-in-research
https://synapse.pfmd.org/resources/nihr-involve-a-framework-for-considering-who-might-be-involved-in-research
https://synapse.pfmd.org/resources/nihr-involve-a-framework-for-considering-who-might-be-involved-in-research
https://synapse.pfmd.org/resources/cadth-guidance-for-providing-patient-input
https://synapse.pfmd.org/resources/cadth-guidance-for-providing-patient-input
https://synapse.pfmd.org/resources/cadth-guidance-for-providing-patient-input
https://synapse.pfmd.org/resources/expertise-experience-and-excellence-twenty-years-of-patient-involvement-in-health-technology-assessment-at-nice-an-evolving-story
https://synapse.pfmd.org/resources/expertise-experience-and-excellence-twenty-years-of-patient-involvement-in-health-technology-assessment-at-nice-an-evolving-story
https://synapse.pfmd.org/resources/ich-reflection-paper-proposed-ich-guideline-work-to-advance-patient-focused-drug-development
https://www.pfizer.com/news/press-release/press-release-detail/joint-fda-advisory-committee-votes-application-tanezumab
https://www.pfizer.com/news/press-release/press-release-detail/joint-fda-advisory-committee-votes-application-tanezumab
https://synapse.pfmd.org/resources/pilot-phase-for-chmp-early-contact-with-patient-consumer-organisations
https://synapse.pfmd.org/resources/pilot-phase-for-chmp-early-contact-with-patient-consumer-organisations

Powerful patient organisations
ONo more cute little patient groups!

EUROPA

2

The European
B cer Coalition

**** <
“ st e

| EDPA s EURORDS

RARE DISEASES EUROPE

. European Liver
Patients’ Association
European Cancer
Patient Coalition

>~a Alzheimer @
O Europe %
European
Patients
B A.G Forum
e BSTHILFE EASO

for the Study of Obesity

lwl | EA AIDS Treatment
W (YN LL<H Grouo

European

InteFriathonal
Diab&tes
Federaticn

2% WECAN

Workgroup of European
Cancer Patient Advocacy Networks

American Pain Alliance
Diabetes Europe
- Association.

Connected for Life

f.
=Y LEUKEMIA
PATIENT
ADVOCATES

FOUNDATION

. CML AdvocatesNetwork



What can patients do for you ?

AInform
A Schedulef events
A Impact onquality of life
A PROs and PROMs
A Expecteckffects(treatment andsideeffects)

A Tapinto trial populations
A Hardto-reachpopulations seldomheardvoices
A Newsites

A Understandthe situation
A Epidemiology
A Unmet(medicalandother) needs

A Spreadsoundand scientificallyestablishedfacts
A Supportrecruitment

A Supportthe retaining of patientsin trials

A Mediate with KOLs andhvestigators

A Rememberthey are our doctors

I think this Is the beginning of a beautiful friendship.




Conferences

A Involvement of patients in conference organisation
A Scholarships
A Scientific committee membership
A Organisational committee membership
A Cooperation with professional associations
A Session chairing / echairing
A Advocacy / patient track

A International AIDS Society

A Conference on Retroviruses and Opportunistic Infectic®ROI
A European AIDS Clinical Society

A European Haematology Association

AdSitgesy SSUA Yy 34 ¢
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. MARIE-CHRISTINE OUILLADE
BOARD MEMBER, SMA EUROPE
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A Disclosure:

Member of GENETHON board

“ GENETHON

CURE THROUGH INNOVATION




A patient é

A A patient is a person living with a disease

A A patient advocate is a person with a mandate
by a patient organisation to represent patients

A A patient expert is a patient or a relative
trained to speak in the name of patients with
the same disease




A patient expert

A No institutional definition

A Good practice

I Living with the disease or close relative
(parent, wife, husbandeée

I Active member of a patient organisation
i Trained (EUPATI, EURORDI




Case of rare diseases

20 years ago, no one is interested by rare diseases, only
patient organisations finance research

=>European patient organisations build innovative structure as
I GENETHON a research lab

I ORPHANET to collect information
I EURORDIS for advocacy

And organise scientific event as MYOLOGY




Case of SMA Europe

A Created to finance research in 2005

A Members are 23 SMA or neuromuscular patient
organisations over Europe

A Representatives and board members are only
patients or parents of a SMA Child

A Training patient experts in addition of Eurordis
or Eupati training is one of the main action of
the organisation today



Where are we active?

A Supporting research
I'5 m I Iltrons U0 to filnance
A Advocacy S BRI,
I SMA NBS Alliance
I ODYSMA surveys
I EU Institution parliament, commission
I EMA representatives CHM
A Supporting pharma industry
I Active WG with different pharma
I Participation to clinical trial definition




Participation of our members in WS and congress

A ENMC workshop
I Scientific workshop to provide recommendation

A WMS World Muscular Society congress
I Invitation as participants

I Invitation as speakers SMA

A Presentation of the SMA Survey about expectation
of patient

A Each member who participate make a report
and If need a presentation to all members

A No possibility to participate to Cure SMA scientific congress



SMA Scientific congress

A Every 2 years, SMA Europe organises a
scientific congress dedicated to SMA

i 4t scientific congress will occur 14 to 16 ™ of
March 2024 in Ghent (Belgium)

I A patient is part of the scientific committee

I Barcelona 2022 congress reach 800 registrations
A 70 patient experts
A 500 researchers or clinicians
A 200 industry participants

I First congress Krakow 2018, before the approval
of the new treatments



Thank you!

sma-europe.eu
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Patientengagement in
hematologyresearch

A EHAannualcongress
A HARMONY Alliance

Ellen de Waal

ICPAA | 26]January2024

ehaweb.org EHAl POWEREBYYOU!



*x X %
Y EUROPEAN
E HA HEMATOLOGY
* ASSOCIATION

A Medical Association
A Serve clinicians and researchers

A Bring together al( stakeholder}sf
A Research, education and advocacy

Patient Organisations

Collaborations from joint
advocacy to advice on
scientific and educational
activities.

We connect with

55,000

hematologists @
worldwide

We have

250 hours

of education modules
in EHA Campus

Over 1 8,000

people attend our
events each year

‘Together, we are
the architects
and designers of

hematology.’

We collaborate

with over
Staff of approx.

80 associations 50 internationals

throughout the world /
[




Patientorganisations
Strong presence at
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Accepting abstracts
from patient
organisationdor
(e)Poster
presentations

HEMATOLOGY
ASSOCIATION

, Browse all posters here
— or

Visit the EHA2023 Congress platform




® innovative
' health Apply for funding Shape our future research Projects and results Resources for projects News & events About [HI
initiative P

Home > About

About IHI

IHI is a partnership for health research and innovation
between the EU and Europe’s life science industries.

Translate health research and innovation into tangible benefits for patients and society, and
ensure that Europe remains at the cutting edge of interdisciplinary, sustainable, patient -
centric health research . Health research and care increasingly involves diverse sectors.

i * i ) Yo 5 MedTech Euro 3 Co-funded by
S“o."c.""'g efp I a EL”’OPUBI!() . x from diagnosis Iogre; w Vaccines Europe - the European Union



HARMONY #

ALLIANCE

The first and largest PubhPrivate Partnership for Big Data in Hematology | Blood cancer

5y

[

-

>120Public Partnersrom

28 countries, including 9 big
pharma and 9 umbrella
patient organisations

w

Research Projects, Delphi
Surveys, Multstakeholder
activities, Communications
and Dissemination.

dmb e R efpia

Lllli@

Big Data Platform
with >165,000

patient data sets

Multi-stakeholder activities
Communications and
Dissemination.

Academia

Hospitals

Regulators

Clinicians

ICT
Specialists

x * %

mesicEHA

Societies

HEOR
Specialists



Uniting the European hematological community
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The HARMONY Alliance
# patient Cluster

Qs ALAN @ \...

~ / International

LeukaNET e o P EUROPE ’
Leukemia Advocates Network

LYMPHOMA s =

[ XY
ADVOCATES gmuNTﬁ'f ® e\
NETWORK Lymphoma patient Groups @ @ @ O

MP@ % MPN 40vocates Network

Myeloma °
Patients "
Europe

CCCCCCCCCCCCCCCCCCC

HARMONY £ qumz



The importance of patient engagement / involvement in ddtaven blood cancer research

1
RESEARCH IDEA + ®‘
DEVELOPMENT OF } \ DISSEMINATION
PROJECT PROPOSAL OF RESULTS

SUBMISSION ‘ ANALYSIS
TO HARMONY OF RESULTS
PROJECT
IMPLEMENTATION




Best practiceg Continuous engagement
Life cycle of the project

Workshops Blogs

Projects Big Data Platform News Meetings About

Discussing the prospective outlook of
Big Data in hematology for patients

#bigdataforbloodcancer blog: The importance of
patient involvement and Patient Reported
Outcomes in data-driven blood cancer research

SEPTEMBER 29, 2022

Despite the many advances in medicine, healthcare’s Achilles’ heel remains a one-size-fits-all model that often
overlooks the patient’s perspective. Data collected directly from patients in real-world settings and analyzed by Al
has the potential to become the loudest voice in research.

In this blog the HARMONY Patient Cluster leads share their perspectives. This blog is published on the 2nd Big Data
for Blood Cancer Awareness Day, at the end of Blood Cancer Awareness Month.

HARMONY " cumm



Best practiceg Continuous engagement

Life cycle of the project
® @

Presentations at Videos
annual General :
Assemblles | HARMONY £, cummy @

Measuring outcomes
to develop
Core Outcomes Sets

Myeloma Patients Europe, explains what kind of research patients can develop within HARMONY.




Best practiceg Continuous engagement

Life cycle of the project

HARMONY £, comm

Accelerating the development

of more effective treatments
for blood cancer.
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We are standing by #MPN #patients with #bloodcancer and their

#MPNAD '#MPN #mpnsm #leukaemia #leukemia #leusm

« Post

HARMONY Alliance &
@HarmonynetEU

&
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Social media
campaigns

Data-driven science to address the needs of #bloodcancer #patients by
enhancing treatment efficacy, decreasing adverse effects, prolonging
survival -> contributing to patients’ quality of life | #leukemia #mdssm
#mmsm #lymphoma | #bloodcancerawarenessmonth

#tbigdataforbloodcancer
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ARMONY £2%

Collaborating to improve

the lives of patients with

blood cancer.




Best practices

Presentations in
dedicated HARMONY
Alliance sessions at
international large scale
annual conferences

HARMONY

"In data we trust, if patients are involvea ®
Natacha Bolafios, Lymphoma Coalition Europe, |
HARMONY Patient Cluster at EHA2023
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Thankyou

www.ehaweb.org
www.harmony-alliance.eu
www.bigdataforbloodcancer.eu

EHA] POWEREBYYOU!



O PCAA | fatsemna

A Compliance Assessment

Round Table Discussion




O PCAA | fatsemna

The merits, impact and potential
of having the patient voice at

medical congresses

Expert Panel




® [PCAA | e sernar

B OUR PANEL

Ellen de Waal, European Hematology Association (EHA) / HARMONY
Alliance

Delphine Nicolas, Head Of Global Patient Relations, Servier

Jose Zamarriego, Farmaindustria and Chair EFPIA Code Committee
Marie-Christine Ouillade, Board Member, SMA Europe

Tamas Bereczky, German AIDS Alliance



Networking & Break
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SAM ALTMAN @ ‘

Should we be worried AGI? | P
Speaking about the lessons learnt from the saga, Altman | “ ) .

warned: , |
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Intelligence that could learn tasks that humans can . \) . l
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Annual Seminar
on Compliance
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. FRANZISKA JANORSCHKE

GLOBAL HEAD DATA PRIVACY,
DIGITAL & Al COMPLIANCE 1
ETHICS, RISK & COMPLIANCE,
NOVARTIS




The integration ,
and application %
of Al'in N

healthcare

Franziska Janorschke
Global Head Data Privacy, Digital & Al
Compliance

January 26, 2024

), NOVARTIS

Reimagining Medicine



Millions of people worldwide benefit from
our medicines

130 250 m+ &

Countries Patients reached

where Novartis medicines are distributed? with our medicines?

1. Based on 2022 data, excluding Sandoz. 2. Based on 2022 data, excluding Sandoz: 236 million patients reached with innovative medicines; 54 million patients reached through Novartis Global Health,
which focuses on transforming health in low- and middle-income countries.

!, NOVARTIS 5



We have a focused strategy...

Deliver high-val ue medi ci nes that alleviate societyo:
technology leadership in R&D and novel access approaches

Our focus Our priorities

4 core Therapeutic Areas Accelerate growth | Deliver returns | Strengthen foundations

7

Cardiovascular-Renal-Metabolic,
Immunology, Neuroscience, Oncology

el i

oL
1

2 + 3 technology platforms
Chemistry, Biotherapeutics

xRNA, Radioligand, Gene & Cell Therapy Deliver high-value Embed operational Unleash the power of our people
o _ medicines (including excellence
4 priority geographies launch excellence)

US, China, Germany, Japan

Scale data science and
technology

Build trust with society

!, NOVARTIS



