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10,000+
patients enrolled

in country registries
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clinical trial sites

(↑ from 25 in 2023)
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countries with active
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coordinated global
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INTRODUCTION

Facioscapulohumeral muscular dystrophy (FSHD) is a rare, inherited neuromuscular disease 
affecting as many as 1 in 8,000 individuals worldwide. With therapeutic programs advancing into 
Phase 3 clinical trials, the prospect of approved treatments has never been greater.

Rare disease drug development faces systemic barriers: insufficient clinical trial sites, limited 
patient enrolment, lack of HTA-ready evidence, and inadequate healthcare system readiness. In a 
resource-constrained ecosystem, fragmented approaches risk slowing progress for all.

To address this, the FSHD Society, in partnership with global FSHD patient advocacy organisations 
(PAOs), launched Project Mercury in 2023. Building on the success of Project Hercules in DMD, 
Project Mercury is a patient-led, global, multi-stakeholder initiative designed to advance FSHD 
clinical trial readiness and therapeutic access through coordinated, collaborative action.

OPERATING FRAMEWORK

Project Mercury prioritizes a Value Network business model approach:

LEVERAGE Existing local assets & resources (PAOs, clinical trial networks)

ALIGN Under a common identity and mission, yet allow for local autonomy

SHARE Costs, risks, and revenues, lowering barriers for all stakeholders

Country Working Groups (CWGs) are established in countries where companies plan clinical 
trials. They include local patient advocates, KOLs, and subject-matter experts. 

The Global Task Force (GTF) provides overarching oversight at macro and micro levels. 
Responsibilities include:

✓ Ensure global perspective is embedded in structure and governance
✓ Define goals, objectives and allocate global resources
✓ Identify strategies best executed at global vs. country level
✓ Establish and manage global projects and shared toolkits
✓ Determine where and when CWGs are formed
✓ Provide advice, support, and guidance to CWGs
✓ Scale by sharing strategies, resources, and learnings globally

MEMBER ORGANIZATIONS

COUNTRY WORKING GROUPS & PAOs

ADDITIONAL MEMBERS

• FSHD Europe
• Lumiio
• TREAT-NMD

Clinical SMEs:
• Nicol Voermans
• Teresinha Evangelista
• Lawrence Korngut

PROGRESS & KEY RESULTS (2023–2025)

Workstream 1 — Trial & Treatment Readiness

Aim 1: Build a Global Cohort of Clinical Trial–Ready FSHD Patients
✓ 10,000-patient 
target achieved

• New FSHD registries launched in Australia, USA, Brazil, Spain & Italy; Canada expanded to 
include patient-reported data

• 10,000+ patients enrolled across Project Mercury country registries by 2025 — target achieved
• First-ever European FSHD Connect conference held for patients & families
• Global education resource hub underway; 30 curated resources for World FSHD Alliance website

Workstream 1 — Trial & Treatment Readiness

Aim 2: Expand & Optimise Global FSHD Clinical Infrastructure
✓Clinical sites

doubled: 25 → 53

• Clinical trial sites grew from 25 (2023) → 53 (2025) across all Project Mercury countries
• Recommendations on operational challenges & modernising trial designs published on website
• Toolkit for new FSHD clinical trial sites published in Journal of Neuromuscular Diseases 

(doi:10.1177/22143602251399244)
• Quick-reference guide for clinicians new to FSHD trials currently in development

Workstream 1 — Trial & Treatment Readiness  [NEW aim ratified in 2025]

Aim 3: Prepare Healthcare Communities for Future FSHD Treatments

• Full text of new international FSHD care guidelines completed; abridged version under revision 
for Lancet Neurology

• Comprehensive HCP education & dissemination plan in development (accredited education, 
multi-channel marketing)

• US CWG drafted clinical landscape survey on diagnostic pathways & readiness; template to be 
shared with all CWGs

Workstream 2 — Patient Access

Aim 4: Remove Barriers That Slow or Delay Patient Access to Approved Therapies

• HTA disease progression model steering committee established; feasibility assessment 
completed; delivery planned by end of 2027

• HR-QoL systematic review published in Health & Quality of Life Outcomes (doi:10.1186/s12955-
026-02519-7); patient-centred QoL framework developed

• Burden-of-illness scoping workshop held; consensus evidence roadmap agreed across 
sponsors, HEOR experts, clinicians & PAOs

• HTA PAO engagement toolkit: 'learn your system' module delivered to all CWGs; full toolkit 
planned for mid-2027

Workstream 3 — Sustainability

Aim 5: Create Long-Term Sustainability of Project Mercury Outputs
• Countries operating through locally adapted sustainability models; Italy highlighted as a 

benchmark for in-country self-sustaining implementation
• TREAT-NMD & FSHD Society secured EU IHI PaLaDIn grant (No. 101132943) in 2024; FSHD 

Europe onboarded as sub-contractor
• Project Mercury serves as case study for advocacy-led, cross-sector HTA-ready evidence 

generation within PaLaDIn
• Biopharma partnerships contributed direct financial support and in-kind GTF expertise
• Transitioning from time-limited pilot to scalable global platform within the World FSHD Alliance

PARTICIPATING COUNTRIES

Learn More & Collaborate with Us! Website: www.ProjectMercuryFSHD.org |   GTF Chair: Emma Weatherley: emma@fshdglobal.org   |   Sustainability Co-Lead: Mark Stone: mark.stone@fshdsociety.org
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CONCLUSION & NEXT STEPS

Between 2023 and 2025, Project Mercury significantly advanced global readiness for FSHD trials, 
access, and treatment. By strengthening registries, expanding trial sites, and aligning patients, 
clinicians, and researchers, it created a robust foundation for international clinical development. 
Beyond scale, the initiative shifted focus to system-wide healthcare readiness, establishing 
coordinated frameworks for HTA, quality-of-life evidence, and burden-of-illness data. Its 
sustainable, low-barrier global operating model now enables rapid country onboarding and serves 
as a template for other rare diseases. By next transitioning this work into the World FSHD Alliance, 
Project Mercury will deliver lasting impact—accelerating trials, improving access, and bringing 
treatments closer to every FSHD patient.
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