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Slide adapted from CTTI 

• Duchenne FDA draft guidance 
• Benefit-Risk Survey 
• Putting Patients First white paper 
• Support for accelerated approval 

• Exploratory/bridge grants 
• Duchenne Connect Registry 
• NBS effort  
• Care consideration guidelines 
• Xcelerate Program 
• Replication studies 

• MD STARnet 
• PPMD Certified Duchenne Care Centers 
• Federal agency partnering (e.g., MDCC, NHLBI) 
• TREAT-NMD TACT support 
• PPMD/C-Path Duchenne Regulatory Science 

Consortium 
• Duchenne Drug Development Roundtable 
• Biomarker/Nat Hist funding 

• Corporate engagement 
program 

• PPMD 
newsletter/blogs/webina
rs 

• Clinical trial support 
• Input to FDA 

• Connect Conference & 
Policy forums  

• On-line education 
• PPMD Parent Adv Council 
• PPMD Adult Adv Council 
• FACES & State Captains 
• Combo Therapies program 


