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Welcome and Introductions to New Members



Updates

• Autumn, 2025 Meeting in Amsterdam
• Interest expressed by many of our EU colleagues to join in manuscript development

• 5 excellent papers already published

• Three manuscripts currently underway
• CGI in Rare Disease Trials – draft in progress
• Measuring Cognition in Rare Disease – draft in progress
• (Ethical Issues in Rare Disease Trials) – is this still of interest?

• Last presented Orphan Diseases WG-sponsored session: February 2025 session: 
“Using Novel Biomarkers and Advanced Analytics to Optimize Measurement, 
Endpoint Selection, and Signal Detection: Lessons for the Broader Neuroscience 
Community from Orphan Disease Trials”

• Potential future session ideas needed
• Some discussions held post-Amsterdam with scientific committee about session on gene 

therapy



Brainstorming

• Other manuscript ideas?

• New areas to direct focus?

• Half-day sessions we might consider?
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