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Musculoskeletal disease

Nemaline myopathy Actin-α1 skeletal 
muscle (ACTA1); 
actin-α cardiac 
muscle 1 (ACTC1)

A study in mice suggests that activation of ACTC1 
expression could help treat nemaline myopathy, a 
type of muscular dystrophy. In mice lacking Acta1, 
a model of nemaline myopathy, muscle-specific 
expression of human ACTC1 prevented lethality 
and improved muscle structure and function. Next 
steps could include developing transcriptional 
activators of ACTC1 expression and testing their 
effect on muscle function in Acta1 knockout mice.
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