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Duchenne Muscular Dystrophy (DMD)

Defects in the dystrophin gene; no protein expressio
+ X-linked recessive
+ Mutational hot spot: exons 45 ahdhb&onally sileagjion

+1In 3 cases arise by spontaneous mutation; limits control
genetic counseling

Symptoms present-atyears of age
+Muscle degeneration overwhelms regenerative capacity
+ Patients restricted to wheelchair by age 12
+ Death from cardiac respiratory complications

Effects 1 in 3,500 male births; High yearly cost of ca



