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FSHD Europe started

Launch
7 organisations

A united, consistent patient voice
for FSHD in Europe’




FSHD Society’s steps forward
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748 million inhabitants
(11 % world populations)

FSHD prevalence rate 12/100,000 (NI)
— 90,000 European FSHD patients

44 Countries

27 EU partners

200 Languages (24 official)




Differences Europe - USA:

* Guidelines for clinical trials

* Pharma regulation and participation
* Health care provisions

* Supporting organizations
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FSHD Europe developed

FSHD European
Trial Network

Launch
7 organisations

A united, consistent patient voice ‘Connecting the clinicians and
for FSHD in Europe’ researchers in Europe’




FSHD European Trial Network

Attract experts and
new talents

Connecting clinicians, Co-organize the network
scientists AND patients needed for trials

FSHD European Trial Network (ETN)

Trial readiness of With support of
centres and European rare diseases
trial fitness of patients networks
— | Strengthen FSHD
Europe
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Drug development pipeline

Small molecule ther

heiaps

apies to block DUX4
anofl ([g‘p\.?mb.-;_'é_d_dfugi - y

ymous biotechs/pharma

Myocea (repurposed drug)

Indicates the program
was halted

Biologics and genetic medicine targeting DUX
Avidity Biosciences
Arrowhead Pharmaceuticals
Dyne Therapeutics
Epicrispr

Armatus Bio

miRecule / Sanofi

RENOGENYX

Kate Therapeutics
Histone Therapeutics

0Oth

Hof La Roche (muscle-growth drug)

Sacconi lab / Hoffman-La Roche (IL-6 blocking antibody)
Vita Therape

Myogenica (iPSC)

ECM (tissue engineering)

Satellos (muscle-grawth)

Celularity (tissue repair)

= Chen Lab, Children's National Hospital

« Dumonceaux Lab, University College London

« Emerson Lab, UMass Medical

= Gabellini Lab, San Raffaele Scientific Institute

= Lek Lab, Yale University

« Popplewell Lab, Royal Holloway University
= Saad Lab, Nationwide Children’s Hospital
« Zammit Lab, King's College

Drug Development Pipeline | FSHD Society

New Drug

Application (NDA)
1o the FDA

“ IND-Enabling Studies Phase 1-3 Trials DRUG APPROVAL

Currently no treatment for FSHD

Growing numbers of companies and academic

laboratories are pressing forward with early-stage drug
development efforts.

Clinical trials ongoing
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FORTITUDE

Study of safety and efficacy of RNA
therapy to block DUX4

LEARN MORE

MANOEUVRE

A Study to Evaluate RO7204239 in
Participants with Facioscapulohumeral
Muscular Dystrophy

MANOEUVRE

Phase 2 study of safety and to test if

drug can help muscles grow

LEARN MORE

@A arrowhead

pharmaceuticals

A Phase 1/2 Trial of ARO-DUX4

Arrowhead

Study of safety and dosage of RNA
therapeutic to block DUX4

LEARN MORE

FSHIg e

MOVE

Motor Outcomes to Validate
Evaluations in FSHD (MOVE FSHD)

MOVE & MOVE+

Natural history study to help

improve future clinical trials

LEARN MORE

Current Trials and Studies | FSHD Society



https://www.fshdsociety.org/therapeutic-accelerator/drug-development-pipeline/
https://www.fshdsociety.org/for-patients-families/clinical-trials/

Challenges ahead

» Clinical Trial Readiness

" Clinical Trial Infrastructure

" Patient involvement, engagement, participation and availability
" Equal access to approved therapies

» Treatment Readiness
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FSHD Europe

Launch FSHD European
7 organisations Trial Network

A united, consistent patient voice ‘Connecting the clinicians and ‘Collaborating in global collaboration
for FSHD in Europe’ researchers in Europe’ PROJECT MERCURY’

FSHD Europe in
Project Mercury




Project Mercury

A collaboration program led by FSHD patient advocacy organizations in partnership with
experts, biopharma companies and researchers — all networked together.

The initiative is focused on solving specific challenges that slow or stop the development
and delivery of therapies to people affected by FSHD around the world.

>PRO]EC TMERCURY

The Global Initiative to Speed the Delivery of Therapies for FSHD
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Project Mercury
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FSHD Europe

To improve the quality of life for all patients and their families,
and facilitate diagnosis of FSHD,
and enable all patients have access to the best treatment. %)
“IFSHD



Organizational structure

Support Patient " Clinician Trial
FregRmS PAOs Education | Outreac Education | Network

Member NGOs /
PAQO’s Networks

Stakeholders HTA Industry  Clinicians



FSHD European Trial Network (ETN)

FSHD Europe established the FSHD European Trial Network (ETN) to support collaboration
to reach trial readiness

. Clinical and i di .
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Program overview
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Patient registries U=

Increase number of patients in registries

= Patient surveys to identify facilitators and barriers to participation
= |nform and educate patients

= Support development of new patient registries



Clinical Trial Network @%

Enhance Your Site’s Visibility: Register with the Clinical Trial Site Registry (CTSR)

CTSR provides critical site-level information:
facilities, equipment, personnel, trial experience, and aggregated patient data

Benefits of Registration

v For Healthcare Providers:

- Increased visibility

- Participation in clinical trials and research collaborations

- Join international network of specialized neuromuscular disease centers

v For Industry & Researchers:
- A single point of access ( I S R
- Access to a trusted network of specialized trial sites

_ Improved recruitment Care and Trial Site Registry



Clinician Education —=

= EURO-NMD Webinar series on FSHD

(\When  |Topic | Presenter
Thursday May 8t Genetic Diagnosis Emiliano Giardina
4pm-5pm CET

Thursday May 15t International Clinical Care  Teresinha Evangelista

4pm-5pm CET Guidelines

Thursday May 22"  Pediatric FSHD Tracey Willis
4pm-5pm CET

Thursday May 28t  Clinical trial readiness Nicol Voermans
4pm-5pm CET

= Masterclass (in person) 2026, in collaboration with TREAT-NMD, TBD

.

&3 European Neuromuscular Diseases
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os0' Network (ERN EURO-NMD)



Clinician and Patient Education —=

*’ Research Congress
.

N

AMSTERDAM :;‘i“f‘w JUNE 12-13, 2025

- FSHD
CONNECT
EUROPE

JUNE 13-15, 2025, Amsterdam

FSHD Europe - The European Voice for People
with FSHD (fshd-europe.info)



https://www.fshdsociety.org/international-research-congress/
https://fshd-europe.info/
https://fshd-europe.info/

Take home messages

= Support collaboration: FSHD Europe newsletter www.fshd-europe.info

= Enhance Your Site’s Visibility: Register with the Clinical Trial Site Registry (CTSR)
" [ncrease patient engagement: Inform patients about registries and trial participation
= Strengthening FSHD Europe: Increase number of member organizations

=  Clinician and Patient Education: EURO-NMD Webinar series and IRC and FSHD Connect


http://www.fshd-europe.info/

Questions?

Prof. Nicol Voermans
Radboudumc
Email: Nicol.Voermans@radboudumc.nl

Ria de Haas PhD

FSHD Europe

Email: ria@fshd-europe.info
Website: www.fshd-europe.info

The ERN EURO-NMD is funded by the European Commission under the EU4Health programme (EURO-NMD 23-27 — 101156434 — EU4H-2023-ERN2-IBA)


mailto:Nicol.Voermans@radboudumc.nl
mailto:ria@fshd-europe.info
http://www.fshd-europe.info/
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