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Musculoskeletal disease

Muscular 
dystrophy

Latent transforming growth 
factor-b binding protein 4 
(LTBP4)

Mouse studies suggest inhibiting cleavage of 
LTBP4 could help treat muscular dystrophies. In 
mouse models of cardiotoxin-induced muscle 
injury, expression of human LTBP4 increased 
fibrosis and other muscular pathologies 
compared with no LTBP4 expression. In a mouse 
model of Duchenne muscular dystrophy (DMD), 
expression of human LTBP4 led to more severe 
muscle pathology than no LTBP4 expression. 
Also in this model, an antibody that inhibited 
LTBP4 cleavage decreased muscle pathology 
compared with vehicle. Next steps could include 
screening for CNS-penetrant small molecule 
inhibitors of LTBP4 cleavage.
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