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Figure 2: CRISPR/Cas9 to delete exons 45-55 for DMD. A schematic of a region of the DMD gene where
exons are shown with blue boxes. gRNA (flags) targeting of Cas9 (scissors) to complementary sequences in
introns 44 and 55 results in double stranded breaks that can be repaired through NHEJ, thereby deleting
the intervening exons (~708kb) and restoring the reading frame for patients who have mutations in this
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 Adeno-associated virus (AAV) is one method for delivery of
CRISPR/Cas9 that can target muscle but has limitations due to Grp o
the high dose required and the innate and adaptive immune
response that occurs to AAV.
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