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Speech Title 
From Molecule to Medicine: The Journey Behind the First Oral Therapy for 

SMA 
Abstract( 200 words)： 

Spinal Muscular Atrophy (SMA) is a rare, progressive neuromuscular disorder with devastating impacts on 
motor function and quality of life. The development of Risdiplam, the first oral therapy for SMA, represents a 
landmark achievement in translating molecular science into meaningful patient outcomes. In this session, I will 
take the audience through the journey of Risdiplam — from the discovery of its unique mechanism of action, 
which modulates SMN2 pre-mRNA splicing to increase functional SMN protein production, to its integration 
into routine clinical practice. I will share real-world treatment experiences from my neurology clinic, 
highlighting patient selection, therapeutic responses across SMA types, and considerations in managing 
long-term therapy. Case examples will illustrate how Risdiplam has impacted motor function, daily living, and 
disease trajectory in both pediatric and adult patients. The talk will also address safety profile, treatment 
adherence advantages of oral administration, and practical insights on incorporating this therapy into 
multidisciplinary care. By combining molecular insights with clinical realities, I aim to provide a 
comprehensive view of how Risdiplam has transformed the treatment landscape and the lives of individuals 
living with SMA.  
 

 

 

 

 

 

 


