HLM RARE

9-11 December, Brussels

DAY 1
9 December 2025
Residence Palace, Wetstraat 155, 1040 Brussels

The first day will focus on Research and Innovation: supporting fundamental research, clinical trials as well as
translational research.

Welcome speeches

Maurizio Scarpa
09:30 - 09:45 European Reference Network for Metabolic Disorders (MetabERN) Coordinator, President and
Founder of Brains for Brain Foundation (Co-Chair)

Vytenis Andriukaitis

0945 - 10:00 Member of the European Parliament (S&D, Lithuania) and host of the High-Level Meeting

Keynote Speeches

Enrico Letta

10:00 - 1015 President of the Jacques Delors Institute and former President of the Italian Council of Ministers
1015 - 10:30 Manuel Heitor
’ ’ Former Portuguese Minister of Science, Technology, and Higher Education
Emer Cooke
10:30 - 10:45 Executive Director of the European Medicines Agency
10:45 — 11:00 Marlna Zanchi - .
Director of the Health and Digital Executive Agency (HaDEA) - Tbc
1100 - 1115 \Richard Bergstrom\
Vice President European Affairs, IQVIA
11:15- 11:45 Coffee break

Panel Discussions

1145 - 12:45 * Nicodemos Damianou
Deputy Minister of Research, Innovation, and Digital Policy, Cyprus™ - tbc
‘Cyprus to hold Council of the EU Presidency in January-June 2026
= Manuel Heitor
Former Portuguese Minister of Science, Technology, and Higher Education
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= Alexander Natz
Secretary General, EUCOPE
= Axel Pries
President, World Health Summit
= Maurizio Scarpa
European Reference Network for Metabolic Disorders (MetabERN) Coordinator, President
and Founder of Brains for Brain Foundation (Co-Chair)
= Aurelijus Veryga
Member of the European Parliament (ECR, Lithuania)

= Niklas Blomberg
Executive Director, Innovative Health Initiative (IHI)
=  Christophe Clergeau
12:45-13:45 Member of the European Parliament (S&D, France)
= Holm Graessner
European Reference Network for Neurological Disorders (ERN-RND) Coordinator
= Virginie Hivert
Acting Chief Executive Officer and Head of Therapies & Access, EURORDIS-Rare Diseases
Europe
» Daria Julkowska
European Rare Diseases Research Alliance (ERDERA) Coordinator

13:45 — 14:45 Lunch break

= Michael Berntgen
Head of Scientific Evidence Generation Department, EMA
= Tanya Colin Histed
President, Gauchers Association Ltd.
= Jacques Demotes-Mainard
ECRIN Coordinator
= Ralf Dieter Hilgers
REALISE-d Coordinator
* Ruth Ladenstein
European Reference Network for Paediatric Oncology (PaedCan) Coordinator
= Ben Petok
Global Communications and Corporate Affairs Leader, Argenx - Tbc

15.00-16:15
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= Vinciane Pirard
Global Medical Affairs - Rare Diseases, Sanofi
= Sheela Upadhyaya
Together4Rare Steering Group Chair
= Arjonvan Hengel
Deputy Head of Unit, Health Innovations & Ecosystems, DG RTD
= Mark Turner
Chief Executive Officer, Conect4Children Stichting

16:15 - 16:45 Coffee break

= Mariska Mulder
VP Head of Regulatory Affairs EMEA and LATAM, Ultragenyx

16:45 - 18:00 ®*  Andras Kulja
Member of the European Parliament (EPP, Hungary)
= Alberto Pereira
European Reference Network for Rare Endocrine Conditions (Endo - ERN) Coordinator, Adult
Chair
= Enrico Piccinini
Senior Vice President, EU & International, Rare Diseases, Chiesi Group
= Enrique Terol
Health Attachée to the Permanent Representation of Spain to the EU
" Vytenis Andriukaitis, Member of the European Parliament (S&D, Lithuania) and host
of the High-Level Meeting
18.00 - 18:30

" Holm Graessner, European Reference Network for Neurological Disorders (ERN-
RND) Coordinator

* Ruth Ladenstein, European Reference Network for Paediatric Oncology (PaedCan)
Coordinator
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DAY 2
10 December 2025
Residence Palace, Wetstraat 155, 1040 Brussels

The second day will focus on EU infrastructure: strengthening the European Reference Networks and EU capacity,
including newborn screening infrastructure and capacity, harnessing the use of data and Al for clinical application to
expedite diagnosis and treatment initiation.

Welcome Speeches

Maurizio Scarpa
09.00 - 09.05 European Reference Network for Metabolic Disorders (MetabERN) Coordinator, President and
Founder of Brains for Brain Foundation (Co-Chair)

Vytenis Andriukaitis

0905 - 0910 Member of the European Parliament (S&D, Lithuania) and host of the High-Level Meeting

Keynote Speeches

Michael Marmot

0910 - 2
9 0925 Director of the Institute of Health Equity

09:25 - 10:00 Nina Warken
Minister of Health, Germany - Thc

10:00 - 10:10 Ricardo Baptista Leite
CEO, Al Health (video message)

Panel Discussions

e Kim Angel
Executive Director at International MPS Network
e Nathalie Moll
10110 - 11115 Director General, Science Policy and Regulatory Affairs, EFPIA
e Héléne Dollfus
European Reference Network for rare eye diseases (ERN-EYE) Coordinator
e Liesbet Geris
Professor Biomedical Engineering, Université of Liege and KU Leuven; Executive Director VPH
Institute, Belgium
« Nikos Papandreou
Member of the European Parliament (S&D, Greece)
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« SailaRinne
Head of Unit on Atrtificial Intelligence in Health and Life Sciences, DG CONNECT, European
Commission

e Tomislav Sokol
Member of the Parliament (EPP, Croatia)

11:15 - 11:30 Coffee break

= Szymon Bielecki
Head of Unit, eHealth, Well-Being and Aging, DG CONNECT
= llaria Galetti
Vice-President Federation of European Scleroderma Associations & ePAG ReCONNET
= Donata Meroni
Head of Unit B3 'Health monitoring and cooperation, Health networks', European Commission -
11.30 - 13.00 Tbe
= Marta Mosca
European Reference Network of Connective Tissue and Musculoskeletal diseases (ERN
ReCONNET) Coordinator
= Alberta Spreafico
SDA Bocconi-Milano, Digital Innovation Integrated and Transitional Care
= Representative of ELIXIR-Europe
Tbe
= Representative of BBMRI-ERIC
Tbe

13:00 - 14:15 Lunch break

Keynote Speech

Teresa Ribera

14:15 - 14:30
415 - 143 Executive Vice-President for a Clean, Just and Competitive Transition, European Commission

Martin Mckee
Professor of European Public Health at the London School of Hygiene and Tropical Medicine (video
message)

14:30 - 14.40

Panel Discussions

14:40 - 15:55
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= Michael Berntgen
Head of Scientific Evidence Generation Department, EMA
= Jim Bohnam
President of the International Society of Neonatal Screening (ISNS)
= Jane Cooper
Senior Vice-President, Head of EMEA, Ultragenyx
= Alessandra Ferlini
Screen4Care coordinator
= Georgios Margetidis
Head of Sector, Health and Food, EU4Health, HaDEA
= Peter Mulders
European Reference Network for Rare Uro-Recto-Genital Diseases and Complex Conditions
(EUROGEN) Coordinator - tbc
= Ciaran Nicholl
Head of the Health in Society Unit, Joint Research Centre
= Martine Pergent
President, International Patient Organisation for Primary Immunodeficiencies (IPOPI)
= AnaRath
Orphanet Director, INSERM
= Anton Ussi
Operations and Finance Director, EATRIS

15:55 — 16:25 Coffee break

= Dariusz Adamczewski
Managing Director, Children's Tumor Foundation Europe
16:25 - 17:40 = Teresinha Evangelista
European Reference Network for neuromuscular diseases (ERN EURO-NMD) Coordinator - tbc
= Alain Coheur
President, European Economic Social Committee
= Adam Jarubas
Member of the European Parliament (EPP, Poland)
= Michael Ostland
Head of Development Europe, Denali Therapeutics
= Vlad Voiculescu
Member of the European Parliament (Renew, Romania)
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17:40- 18:00

Presented by

Mar Mafiu Pereira

European Reference Network on Rare Hematological Diseases (ERN-EuroBloodNet)
Coordinator

Luca Sangiorgi

European Reference Network on Rare Bone Diseases (ERN-BOND) Coordinator,
Maurizio Scarpa

European Reference Network for Metabolic Disorders (MetabERN) Coordinator,
President and Founder of Brains for Brain Foundation (Co-Chair)
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DAY 3
11 December 2025
European Parliament, Rue de Tréves 1A, 1050 Brussels

The third day will focus on the regulatory and funding framework from research to approval and patients'’ rights in
access to crossborder healthcare.

Welcome Speeches

09130 - 094 Vytenis Andriukaitis
93 945 Member of the European Parliament (S&D, Lithuania)
00:45 - 09:55 Emil Kakkis

CEO Ultragenyx (online attendance)

Keynote Speeches:
Breaking Down Barriers: Accelerating Rare Disease Therapies Through a Coherent Regulatory Framework

09:55 - 10:00 Roberta Metsola
President of the European Parliament (video message)

Ekaterina Zaharieva

10:00 - 1015 European Commissioner for Startups, Research and Innovation
Olivér Varhelyi
10:15 - 10:30
5 3 European Commissioner for Health and Animal Welfare
1030 - 1045 Tiemo Wélken

Member of the European Parliament (S&D, Germany)

Nicolas Gonzalez Casares
10:45 - 11:.00 Member of the European Parliament (S&D, Spain) and member of Panel for the Future of Science
and Technology (STOA)

= Jennifer Carroll MacNeill
11:.00 - 11:30 Minister of Health, Ireland
= Marija Jakubauskiené
Minister of Health, Lithuania

Panel Discussions

11:30- 12:30
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= Stine Bosse
Member of the European Parliament (Renew, Denmark)
= Peter Liese
Member of the European Parliament (EPP, Germany)
= Silvio Brusaferro
Former President of the Italian Institute of Health (2019-2023)
= Giacomo Chiesi
Executive Vice President, Global Rare Diseases, Chiesi Group
= Oxana Domenti
WHO Representative to the EU
= Alexandra Heumber Perry
CEO, Rare Diseases International
= Johan Prevot
Executive Director, International Patient Organisation for Primary Immunodeficiencies (IPOPI)

12:30- 12:45 Coffee Break

12:45 - 13:00 Sandra Gallina
Director-General, DG Health and Food Safety, DG SANTE

= Christel Schaldemose

Vice-President, European Parliament - Tbc
= Joanna Drake

DDG Planet, People and Science for Policy and Acting Director of the Clean Planet, DG RTD
= Auvril Daly

President, EURORDIS-Rare Diseases Europe

Alexander Natz

Secretary General, EUCOPE
= Leonidas A. Phylactou

CEO and Medical Director, The Cyprus Institute of Neurology and Genetics
= Birute Tumiene

Co-chair ERN Board of Member States
= Till Voigtlander

Coordinator JARDIN Joint Action

13:00-14:00

= Alexis Arzimanoglou
Coordinator ERN for Rare and Complex Epilepsies (EpiCare)
14:00 - 14:15 = Birute Tumiene
Co-chair ERN Board of Member States
= Vytenis Andriukaitis
Member of the European Parliament (S&D, Lithuania)
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= Maurizio Scarpa
European Reference Network for Metabolic Disorders (MetabERN) Coordinator, President and

Founder of Brains for Brain Foundation (Co-Chair)

14:15 - 15:00 Signature of the EU Declaration on Rare and Complex Diseases

Note: This event is endorsed by: European Business Summit, European Confederation of Pharmaceutical Entrepreneurs,
International MPS and Related Diseases NetworR, International Patient Organisation for Primary Immunodeficiencies
(IPOPI), Screen4Rare, Ultragenyx, Sanofi, Chiesi, and Denali Therapeutics.
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