
 

 
 

 
Report 15th and 16th Duchenne CAB Meetings 2025 
 
From 7-9 M ay and 22-24 October 2025 the Duchenne CAB held its 15th and 16th 
rounds of in-person CAB meetings in Rome and Amsterdam. Duchenne CAB 
members met with five companies in May and six in October. There were also a 
total of 10 virtual meetings over the course of the year. We were excited to 
engage with two new companies developing small molecules at an early stage 
in their program. 
 
Discussions included exon skipping studies, gene therapies and small molecules 
focussed on inflammation, fibrosis and preservation of muscle fibres for the 
treatment of both DMD and BMD. 
 
Some of the topics discussed included: 

• Study protocols and reducing burden for patients and families 
• The importance of strict steroid regimens during clinical trials, such as six 

months stable steroids prior to trial start, preferably restricted to daily 
dosing regimens to avoid confounding results 

• Emerging data that steroids may mask drug effect, leading to 
inconclusive study results 

• The importance of stratifying for steroid dose and regimen (daily versus 
10 days on/10 days off) and the age of initiation of steroids as this 
impacts functional performance 

• Presentation of results of clinical trials to the DMD community  
• Best practices for communicating news and updates 
• Decision-making related to participation in clinical trials 
• Outcomes and endpoints for specific age groups 
• Designing trials for non-ambulant participants 
• Cross-border access to clinical trials: opportunities and challenges 
• Designing Post-Authorization Efficacy Studies (PAES) 



• Education and communication needs 
• Differences between the different exon-skipping technologies (PMOs. 

peptide-conjugated PMOs or pPMOs, addition of monoclonal antibodies 
and fragment antigen-binding antibodies) 

• Support for participants and families during the clinical trial eligibility and 
screening process 

• Appropriate formulations for small molecule therapies 
• Risk-benefit discussion concerning AAV-genetic therapies – learnings and 

managing expectations 
• Updates on studies addressing strategies to lower pre-existing AAV 

antibodies 
• Prophylactic immunosuppression regimens and safety monitoring in 

gene therapy studies 
 
The Duchenne CAB also performed extensive reviews of patient-facing 
materials for two companies over the course of the year. 

 
 
 
Announcement: 
Next official Duchenne CAB dates are 2-4 June and 21-23 October 2026 
 
 
Inquiries: 
If you have any questions concerning the Duchenne CAB or any issues you 
would like to bring to our attention, please contact the Duchenne CAB 
Coordinator: sally_cab@worldduchenne.org 


