
WELCOME ïDAY 2



ÅPlease turn your mobile phones to silent

ÅParticipate. Itôs how you will maximise your 
experience

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

ÅJoin us for lunch before you depart

HOUSE-KEEPING



AGENDA Day 2
Agenda Content Speakers

The merits and potential of having the patient 

voice at medical congresses

Establishing and maintaining a direct dialogue between patient 

communities and the congress network
Tamás Bereczky, German AIDS Alliance

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

The merits, impact and potential of having the 

patient voice at medical congresses
Expert panel discussion and Q&A

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

Delphine Nicolas, Head Of Global Patient Relations, Servier

José Zamarriego, Farmaindustria and Chair EFPIA Code Committee

Marie-Christine Ouillade, Board Member, SMA Europe 

Tamás Bereczky, German AIDS Alliance

Networking & break

AI, opportunity or risk?

The integration and application of AI in Healthcare
Franziska Janorschke, Global Head Data Privacy, Digital & AI Compliance - Ethics, 

Risk & Compliance, Novartis

Industry expert panel, discussing future scenarios and the potential 

impact on congress and events

Antonio Guadagnoli, Managing Director, MCI Switzerland

Franziska Janorschke, Global Head Data Privacy, Digital & AI Compliance - Ethics, 

Risk & Compliance, Novartis

Pierre Metrailler, CEO, SpotMe

Close meeting Approx 12.15 CET Buffet lunch provided



PATIENT VOICE:

WHERE ARE YOU?



TAMAS BERECZKY

GERMAN AIDS ALLIANCE



The merits and potential of
having the patient voice at

medical congresses
Tamás Bereczky, PhD

Deutsche Aidshilfe e.V.

EUPATI ς¢ƘŜ 9ǳǊƻǇŜŀƴ tŀǘƛŜƴǘǎΩ !ŎŀŘŜƳȅ ŦƻǊ ¢ƘŜǊŀǇŜǳǘƛŎ LƴƴƻǾŀǘƛƻƴ

Slides courtesy of EUPATI under Creative Commons

CC BY-NC-SA 4.0 license

https://creativecommons.org/licenses/by-nc-sa/4.0/


It all starts with the âǅʃșǰȼʃḯ



Patient Involvement in medicines R&D: 
a practical roadmap

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
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Åcontent
Åvisual design
Åreadability
Ålanguage 
Ådissemination

Åcontractual issues
Åtravel expenses
Åsupport for family members 
Åmobility



Milestones and activities in drug 
development

Early Clinical Development 
(Phase 1 and 2a up to PoC)

Research and 
Non -clinical 
Development

Late Clinical Development 
(Phase 2b and 3)

Å Unmet 
Medical 
Need

Å Primary 
Objective

Å Standard of 
Care (Patient 
perspective)

Phase 3

(Draft)TPP

Decision for 
Phase 1

in vitro & in 
vivo models

Decision
for PoM , 
PoC , 
Phase 2a

Decision
for Phase 
2b (Dose 
finding )

First study
in patients *

Healthy 
volunteers* Phase 2b

Questions related to unmet medical need, ( first ) considerations 
for primary outcome (TPP), relevant additional endpoints
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Decision for
Phase 3 
(pivotal
study )

Phase 4, 
IIR, RWD

Å Primary endpoint: 
feasibility and 
relevance

Å Additional 
endpoints: 
feasibility and 
relevance

Å Qualification of 
endpoints, e.g. QoL 
measures, 
biomarker

Å Additional 
endpoints: 
feasibility and 
relevance

Å Relevant 
subgroups for 
further analysis

Å Device and 
application 
related aspects

Å Relevant 
endpoints 
for animal 
models Å Health 

authority 
interactio
ns

Å Additional 
endpoints

Design of post 
approval studies

Launch 
preparation

Å Additional 
supportive 
elements 
for use

Å Convenienc
e aspects

Å Adherence 
support  

Å ADR 
reporting

Post -approval 
activities

Final Design of 
pivotal studies

Continuous safety 
monitoring

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)

Å Different for Oncology Ṏ initial studies already in patients Ṏ valid for other selected indication s as well 
Å IIR: Investigator Initiated Research; PIC: Patient Informed Consent ; PoC: Proof of Concept; PoM : Proof of Mechanism ; RWE: Real World Data; TPP: Target Product Profile; QoL : Quality of Life Source: EUPATI / Anja Hoffmann / Jan Geissler (2019)

Design of first
patient study

Research plans Draft Design of
pivotal studies



Examples for measurable outputs:

ÁTime for study conduct

ÁNumber of amendments

ÁRetention of study participants

ÁIncreased adherence

ÁShortened development timelines Ṏfinancial benefits

ÁFaster and higher market penetration through better contact with target 
patients

ÁEarly contact with the patient as customer

ÁComparison to benchmark data/historical data

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

Measuring the impact of patient 
engagement

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


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

Áin industry -led R&D
Áin HTA bodies
Áin regulatory processes
Áin ethics committees

Content:
ÁOverarching principles for Patient Involvement 

throughout the Medicines R&D Process

ÁSuggested working practices
Published in Frontiers in Medicine (Sept 2018)

EUPATI Guidance Documents

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


Growing Expectations & Demand

Acceleration of Patient Engagement demand by key
decision makers

April 2021

GetReal Institute (RWE)

May 2021
MHRA

Patients 
Representatives 
Making a Difference

Sources: National Health Council & PFMD Europe GlobalUSA

Declaration on 
Patient -
Centered 
Healthcare

1992 2006 2010 2013 2016 2017 2019

Linear progress until 2019 - 27 years t imeline

2020
2021

Acceleration in the last 2 years

FDA & HIV 
Movement

Patients and 
Consumers 
Working Party

March, 2020

NIHR Centre for 
Engagement and 
Dissemination - Guidance on 
who to involve with research

PDUFA V: Benefit -Risk 
Framework

Patient -Focused Drug 
Development (PFDD)

December 2020
CADTH Guidance 
for Providing 
Patient Input

November 2020
NICE Details for Patient 
Involvement in HTA processes

March 2021
ICH Reflection Paper

March 2021
tanezumab PPS 
feedback to Pfizer January 2021

EMA - CHMP Pilot 
Phase

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 
ṎNo more cute little patient groups!



ÅInform
ÅSchedule of events
ÅImpact on qualityof life
ÅPROs and PROMs
ÅExpectedeffects(treatment andsideeffects)

ÅTapinto trial populations
ÅHard-to-reachpopulations, seldomheardvoices
ÅNew sites

ÅUnderstandthe situation
ÅEpidemiology
ÅUnmet(medicalandother) needs

ÅSpreadsoundandscientificallyestablishedfacts

ÅSupport recruitment

ÅSupport the retainingof patients in trials

ÅMediate with KOLs and investigators
ÅRemember, they areour doctors

What can patients do for you ?



ÅInvolvement of patients in conference organisation
ÅScholarships
ÅScientific committee membership
ÅOrganisational committee membership
ÅCooperation with professional associations
ÅSession chairing / co-chairing
ÅAdvocacy / patient track

ÅInternational AIDS Society

ÅConference on Retroviruses and Opportunistic Infections - CROI

ÅEuropean AIDS Clinical Society

ÅEuropean Haematology Association

ÅάSitgesƳŜŜǘƛƴƎǎέ

15

Conferences



MARIE-CHRISTINE OUILLADE

BOARD MEMBER, SMA EUROPE



2024/01/25 26

Marie-Christine Ouillade



Å Disclosure:

Member of GENETHON board



A patienté

ÅA patient is a person living with a disease

ÅA patient advocate is a person with a mandate 

by a patient organisation to represent patients

ÅA patient expert is a patient or a relative 

trained to speak in the name of patients  with 

the same disease



A patient expert

ÅNo institutional definition

ÅGood practice

ïLiving with the disease or close relative 

(parent, wife, husbandé)

ïActive member of a patient organisation

ïTrained (EUPATI, EURORDIS, national trainingé)



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

ï GENETHON a research lab

ï ORPHANET to collect information

ï EURORDIS for advocacy

And organise scientific event as MYOLOGY



Case of SMA Europe

ÅCreated to finance research in 2005

ÅMembers are 23 SMA or neuromuscular patient 
organisations over Europe

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

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



Where are we active?

ÅSupporting research

ï5 millions û to finance basic research on SMA

ÅAdvocacy

ïSMA NBS Alliance

ïODYSMA surveys

ïEU institution parliament, commission

ïEMA representatives CHMP, é

ÅSupporting pharma industry

ïActive WG with different pharma

ïParticipation to clinical trial definition



Participation of our members in WS and congress

ÅENMC workshop

ïScientific workshop to provide recommendation

ÅWMS World Muscular Society congress

ïInvitation as participants

ïInvitation as speakers SMA 

ÅPresentation of the SMA Survey about expectation 
of patient

ÅEach member who participate make a report 
and if need a presentation to all members

Å No possibility to participate to Cure SMA scientific congress



SMA Scientific congress

ÅEvery 2 years, SMA Europe organises a 
scientific congress dedicated to SMA

ï4th scientific congress will occur 14 to 16 th of 
March 2024 in Ghent (Belgium)

ïA patient is part of the scientific committee

ïBarcelona 2022 congress reach 800 registrations

Å70 patient experts

Å500 researchers or clinicians

Å200 industry participants

ïFirst congress Krakow 2018, before the approval 
of the new treatments



Thank you!



ELLEN DE WAAL

EUROPEAN HEMATOLOGY 
ASSOCIATION (EHA) / HARMONY 
ALLIANCE



ehaweb.org EHA| POWERED BYYOU!ehaweb.org

Patientengagement in 
hematologyresearch
Å EHA annualcongress

Å HARMONY Alliance

Ellen de Waal 

ICPAA | 26 January2024



ÅMedical Association 

ÅServe clinicians and researchers

ÅBring together all  stakeholders 

Å Research, education and advocacy

Staff of approx. 
50 internationals

Patient Organisations

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



Including Joint Symposia

Patient organisations:
Strong presence at 
the EHA Annual Congresses

The EHA-Patient Joint 
Symposium, EHA2023



Interactions with conference participants 
and discussions organized by 
the EHA Patient Advocacy Committee



Personal engagement 
at the center of the 
congress exhibition



Accepting abstracts 
from patient 
organisations for 
(e)Poster 
presentations



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.



The first and largest Public-Private Partnership for Big Data in Hematology | Blood cancer

Multi-stakeholder activities 
Communications and 
Dissemination.

> 120Public Partnersfrom 
28 countries, including 9 big 
pharma and 9 umbrella 
patient organisations

Big Data Platform
with >165,000

patient data sets

Research Projects, Delphi 
Surveys, Multi-stakeholder 
activities, Communications 
and Dissemination.



Uniting the European hematological community

36





The importance of patient engagement / involvement in data-driven blood cancer research



Best practices ς Continuous engagement

Workshops Blogs

Life cycle of the project

Discussing the prospective outlook of 
Big Data in hematology for patients



Presentations at 
annual General 
Assemblies

Videos

Best practices ς Continuous engagement
Life cycle of the project



Social media 
campaigns

Best practices ς Continuous engagement
Life cycle of the project



Best practices

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

"In data we trust, if patients are involvedάΦ
Natacha Bolaños, Lymphoma Coalition Europe, 
HARMONY Patient Cluster at EHA2023



Sharing anonymized data in a secure way, 

for research purposes, is like a new form of 

blood donation in the era of digitalization 

and Big Data. In result, it has the power 

to save human lives.



ehaweb.org EHA| POWERED BYYOU!ehaweb.org

Thankyou

www.ehaweb.org

www.harmony-alliance.eu

www.bigdataforbloodcancer.eu



A Compliance Assessment
Round Table Discussion



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



OUR PANEL

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

Alliance 

Delphine Nicolas, Head Of Global Patient Relations, Servier

José Zamarriego, Farmaindustria and Chair EFPIA Code Committee 

Marie-Christine Ouillade, Board Member, SMA Europe 

Tamás Bereczky, German AIDS Alliance



Networking & Break



AI ïOpportunity or Risk?



SAM ALTMAN @ WEF ó24

Should we be worried AGI?
Speaking about the lessons learnt from the saga, Altman 
warned: 

άhƴŜ ǘƘƛƴƎ ǘƘŀǘ L ƻōǎŜǊǾŜŘ ŦƻǊ ŀ ǿƘƛƭŜ ƛǎ 
ŜǾŜǊȅōƻŘȅΩǎ ŎƘŀǊŀŎǘŜǊ ƎŜǘǎ Ǉƭǳǎ мл ŎǊŀȊȅ 
ǇƻƛƴǘǎέΦ

He said companies should spend more time 
ǘƘƛƴƪƛƴƎ ŀōƻǳǘ άƘƻǿ ŀƭƭ ǎǘǊŀƴƎŜ ǘƘƛƴƎǎ Ŏŀƴ Ǝƻ 
ǿǊƻƴƎέΦ

ά!ǎ ǘƘŜ ǿƻǊƭŘ ƎŜǘǎ ŎƭƻǎŜǊ ǘƻ !DL ό!ǊǘƛŦƛŎƛŀƭ DŜƴŜǊŀƭ 
Intelligence that could learn tasks that humans can 
ǇŜǊŦƻǊƳύΣ ǘƘŜ ǎǘǊŜǎǎ ǿƛƭƭ Ǝƻ ǳǇέΦ



FRANZISKA JANORSCHKE

GLOBAL HEAD DATA PRIVACY, 
DIGITAL & AI COMPLIANCE ï
ETHICS, RISK & COMPLIANCE, 
NOVARTIS



The integration 
and application 
of AI in 
healthcare
Franziska Janorschke
Global Head Data Privacy, Digital & AI 
Compliance

January 26, 2024



Millions of people worldwide benefit from 
our medicines

53

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. 

Patients reached
with our medicines2

250 m+ 
Countries
where Novartis medicines are distributed1

130



We have a focused strategy...

Deliver high-value medicines that alleviate societyôs greatest disease burdens through 
technology leadership in R&D and novel access approaches

4 core Therapeutic Areas
Cardiovascular-Renal-Metabolic,

Immunology, Neuroscience, Oncology

2 + 3 technology platforms
Chemistry, Biotherapeutics

xRNA, Radioligand, Gene & Cell Therapy 

4 priority geographies
US, China, Germany, Japan

Accelerate growth Deliver returns Strengthen foundations

Deliver high-value 
medicines (including 
launch excellence)

Embed operational 
excellence

Unleash the power of our people

Scale data science and 
technology

Build trust with society

Our focus Our priorities


