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- Academy of Finland

- Agence Nationale de la Recherche

- Chiesi Farmaceutici S.p.A.

- Children’s New Hospitals Management
Group

- E-Rare Consortium

- European Commission

- European Organisation for Research and
Treatment on Cancer

- EURORDIS-Rare Diseases Europe

- Federal Ministry of Education and Research

»_ - French Foundation for Rare Diseases
- French Muscular Dystrophy Association

- Istituto Superiore di Sanita

- Loulou Foundation

- Lysogene

...« - National Institute for Health Research

- National Institute of Health Carlos Il

-'Rare Diseases International

- Roche

- Shire

- Telethon Foundation

- The Netherlands Organisation for Health
Research and Development

- Ultragenyx

/

North America

- Canadian Institutes of Health Research

- Canadian Organization for Rare Disorders
- Cydan Il

- Food and Drug Administration

- Genetic Alliance

- Genome Canada

- Genzyme

Asia

- Advocacy Service for Rare and

- Global Genes J R Intractable Diseases

- lonis Pharmaceuticals { © ., -BGI-

- NIH/National Cancer Institute / . - Chinese Organization for Rare
Disorders

- NIH/National Center for Advancing Translational Sciences
- NIH/National Eye Institute
- NIH/National Human Genome Research Institute

- Chinese Rare Disease Research
2 “.Consortium

- NIH/National Institute of Arthritis and Musculoskeletal Africa Hustialia o +Japan Agency for Medical Research
and Skin Diseases 7 £/ and Development
/ . ; ; o )
- NIH/National Institute of Child Health and Human Developmenti. - Rare Diseases South Africa o - Indian Organization for Rare Diseases
- NIH/National Institute of Neurological Disorders and Strolfe LN - Botswana Organization for ) Western.Australlan pepartment of Health - Korean National Institute of Health
: S g e Rare Di - Rare Voices Australia . . . .
- National Organization for Rare Disorders are Diseases - National Institutes of Biomedical
- NKT Therapeutics Innovation, Health and Nutrition
- Pfizer - Organization for Rare Diseases India
- PTC Therapeutics - Saudi Human Genome Project
- Recursion Pharmaceuticals, Inc - WuXi AppTec Co, Ltd

- Sanford Research
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IRDIRC Consortium Assembly
Representation

Western Australia Department of Health

EuropearOrganisatiorfor Treatment & u
Research on Canc&ORTC

Botswana Organization for Rare Diseases
Canadian Institutes for Health Research

Genome Canada u
BGI u
Chinese RD Research Consortium

WuXiAppTec .

E-Rare 2 Consortium

European Commission

Academy of Finland

Agence Nationale de la Recherche, ANR
Fondationmaladiegares

French MusculabystrophiyAssociation,

AFM u
Lysogene

Children's New Hospitals Management
Group u

Federal Ministry of Education and Research

Shire .
Chiesi Pharmaceuticals

Istituto Superiorede Sanita
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Telethon Foundation

Japan Agency for Medical Research and u
Development, AMED

National Institutes of Biomedical Innovation,

Health and Nutrition, NIBIOHN U
Saudi Human Genome Project U
NetherlandOrganisatiorfor Health U

Research anbevevelopment
Korea National Institute of Health !
National Institute of Health Carlos lll, ISCILIJI
Roche

National Institute for Health Research
Food and Drug AdministratioRDA
GlobalGenes

National Cancer Institute, NCI, NIH

National Center for Advancing Translational
Sciences, NCATS, NIH

National Eye Institute, NEI, NIH !

National Human Genome Research InstitLdte,
NHGRI, NIH

National Institute of Arthritis and
Musculoskeletal and Skin Diseases, NIAM'S,
NIH u

National Institute of Child Health and Huntan

u

u

u

u

u

Development, NICHD, NIH

National Institute of Neurological Disorders
and Stroke, NINDS, NIH

NKTTherapeutics

Pfizer

PTC Therapeutics

Sanford Research

EURORDIS

National Organization for Rare Diseases
Genetic Alliance

Recursion Pharmaceuticals
LoulouFoundation

Chinese Organization for Rare Disorders
Advocapy Seryice for Rare anfj Intractable
5 A &S| a StakehoMeatzfiniapan
Indian Organization for Ragiseases
Organization for Rare Diseases India
Canadian Organization for Rare Disorders
Rare VoiceAustralia

Rare Diseases International

Rare Diseases South Africa

Cydanll

UltragenyxEurope



Governance Structure

Scientific Secretariat

Consortium Assembly ‘

Operating Committee
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Constituent Committees

Scientific Committees

Funders

Companies

Patient Advocacy

Diagnostics

Interdisciplinary

Therapeutics




Consortium Assembly: Funders

DariaJulkowskgChair)
E-Rare Consortium, Europe

Denis Lacombe
EORT@elgium

HughDawkingViceChair)

B Western Australian Department éfealth

KatherineNeedleman
FDA, USA

HeikkiVilen
Academyof Finland Finland

Ralph Schuster
BMBF, Germany

DominiqueDunonBluteau

DanielScherman
FRM, France

Marie-ChristineQOuillade
AFM Téléthon, France

Ea.

R ANR, France

Y PaulLasko

- CIHR, Canada
OlegKvlividze

Children'sNew Hospitals Management Grol

Cindy Bell
GenomeCanada, Canada

IreneNordstedt
EuropeanCommission, Europe

GualtieroRicciardi
ISS]taly

LineMatthiessen
EuropeanCommission, Europe

Makoto Suematsu
AMEDJapan




Consortium Assembly: Funders

HyunYoung Park
KNIHKorea

Manuel Posada
ISC Ill, Spain

DanielLavery
LoulouFoundation UK

Willem Ouwehand
NIHR, UK

Edward LTrimble
NCI, USA

AdamHartman
NINDS, USA

Christopher P. Austin
NCATS, USA

YoshihiroYoneda
NIBIOHNJapan

Santa JTumminia
NEI, USA

Sonja vartWeely
ZonMw TheNetherlands

TeriManolio
NHGRI, USA

David Pearce
SanfordResearchUSA

Stephen I. Katz
NIAMS, USA

SultanTurkiAlSedairy
SaudiHumanGenomeProject,SaudiArabia

MelissaParisi
NICHD, USA

Lucia Monaco
TelethonFoundation Italy




Consortium Assembly: Companies

Matthew Pletcher(Chair)
Roche Switzerland

KarenAiach
LysogengFrance

MadhuNatarajan(ViceChair)
Shire Ireland

RobertMashal
NKTTherapeuticsUSA

NingLi
BGI, China

KatherineBeaverson
Pfizer, USA

JameaVicArthur
Cydanll, USA

EllenWelch
PTCrIherapeuticsUSA

AndreaChiesi
ChiesiFarmaceutigiltaly

Chris Gibson
RecursiorPharmaceuticals, USA

Carlolncerti
GenzymeUSA

TomPulles
Ultragenyx Switzerland
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Brett P.Monia
lonisPharmaceuticals, USA

James Wu
Wuxi App Tec, China
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Consortium Assembly: Patient Advocates

Sharon Terry (Chair) RamaiahMuthyala

GeneticAlliance, USA [-ORDJndia
1‘ : ] YukikoNishimura(ViceChair) PeterSaltonstall
i AsRidJapan NORD, USA

a:a’-‘ EdaSelebasto Prasann&umarShirol
BORDIS, Botswana ORDI, India
DurhaneWongRieger RituJain
CORD, Canada RareDiseasesnternational, SingaporT
Kevin Huang Kelly du Plessis
CORD, China

RDSA, SoutAfrica

VirginieBrosFacer

: NicoleMillis
EURORDIRareDisease&urope

RareVoicesAustralig Australia

NicoleBoice
GlobalGenes USA
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Diagnostics Scientific Committee (DSC)

KymBoycott (Chair)
Children'sHospitalEasternOntario, Canada

J

GertMatthijs
UniversityHospitalLeuvenBelgium

\

GarethBaynam(Vice Chair)
Universityof WesternAustralig Australia

AnnNordgren
Karolinskdnstitute, Sweden

FowzarSamiAlkuraya
KingFaisaHospital Kingdomof SaudiArabia

J

Jirgen Reichardt
YachaylechUniversity Ecuador

N f

AnthonyBrookes ‘ | Francois/an DeMWesthuizen
LeicesteUniversity UK \ Universityof Potchefstroom SouthAfrica
XavierEstivill YimingWang
SidraMedicalandResearciCenter, Qatar BGI, China
KenjiroKosaki Feng Zhang
KeioUniversity Japan WuXiNextCODHJSA
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Interdisciplinary Scientific Committee (I1SC)

Petra Kaufmann (Chair)
AveXislnc., USA

Kenlshii
AMEDJapan

DomenicalarusciqVice Chair)
National Centre for RalBiseasedSS|taly

EdmundJessop
NHSENngland UK

Dixie Baker
Martin, Blanckand Associates, USA

HannsLochmiiller
Facultyof Medicineof Freiburg, Germany

AngelCarracedo
Universityof Santiago d€ompostelaSpain

Elizabeth McNell
BluebirdBio, USA

GemaChicano Saura
Universityof Murcia, Spain

Matthew Might
Hugh KauPrecisiorMedicinelnstitute, USA

StephenGroft
NCATS, USA

INTERNATIONAL

Melissa Haendel

David varEnckevort
Universityof Groningen, Th&letherlands

OntologyDevelopmeniGroup, USA
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Therapies Scientific Committee (TSC)

DiegoArdigo(Chair)
ChiesiFarmaceuticB.p.A, Italy

SandrineMarreaud
EORT@elgium

VirginieHivert(Vice Chair)
EURORDIRareDiseaseEurope, France

AnnePariser
NCATS, USA

AnnemiekeAartsmaRus
LeidenUniversity TheNetherlands

KarinRademaker
Utrecht University TheNetherlands

SengH. Cheng
Sanofi, USA

KenSakushima
PMDAJapan

RobinConwit
GeorgetownUniversity USA

Maurizio Scarpa
Universityof Padovaltaly

MichelaGabaldo
Telethoninstitute for GeneTherapyltaly

Josep Torrentkarnell
Universityof Barcelona, Spain

Yann Le Cam
EURORDIRareDiseasdeurope, France
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