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Problem: There is no cure for muscular dystrophy

e There is somatic gene therapy and PGD, but both are costly and not fully effective
e PGD is not applicable for couples that both have DMD

Solution: Germline modification to correct mutation in exon 23

e This is effective in mice
e Also provides insight into myofiber function after correction and beneficial for somatic
cell therapy

Regulatory Issues: Not applicable in humans yet

e Long term effects are unknown
e Must be tested in larger animals

Proposed Regulations: Test on larger animals and perform long term studies

e Human testing should not be considered until percentage of correction is nearly perfect
e Apply these techniques to other genetic diseases such as cystic fibrosis and sickle cell
anemia
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