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FIG. 1
scAAV- MHCK7-CSRP3 — 2,430 bp

Glycine Rich Protein 3)-related gene deficits associated with cardiomyopathy,
e.g. using an adeno-associated virus (AAV) vector. The promoter of the vector

may be a MHCK?7 promoter or a cardiac troponin T (HTNNT2) promoter. The
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ttggecacteectctctgegegctegetegetcactgaggeegeecgggeaaageecgggcgteg
ggegacctttggtegeccggectcagtgagcgagcgagegcs
atcactaggggttcctACCCTTCAGATTAAAAATAACTGAGGTAAGGGCCTGGG
TAGGGGAGGTGGTGTGAGACGCTCCTGTCTCTCCTCTATCTGCCCATCGG
CCCTTTGGGGAGGAGGAATGTGCCCAAGGACTAAAAAAAGGCCATGGAG
CCAGAGGGGCGAGGGCAACAGACCTTTCATGGGCAAACCTTGGGGCCCT
GCTGTCTAGCATGCCCCACTACGGGTCTAGGCTGCCCATGTAAGGAGGCA
AGGCCTGGGGACACCCGAGATGCCTGGTTATAATTAACCCAGACATGTG
GCTGCCCCCCCCCCCCCAACACCTGCTGCCTCTAAAAATAACCCTGTCCCT
GGTGGATCCCCTGCATGCGAAGATCTTCGAACAAGGCTGTGGGGGACTG
AGGGCAGGCTGTAACAGGCTTGGGGGCCAGGGCTTATACGTGCCTGGGA
CTCCCAAAGTATTACTGTTCCATGTTCCCGGCGAAGGGCCAGCTGTCCCCC
GCCAGCTAGACTCAGCACTTAGTTTAGGAACCAGTGAGCAAGTCAGCCCT
TGGGGCAGCCCATACAAGGCCATGGGGCTGGGCAAGCTGCACGCCTGG
GTCCGGGGTGGGCACGGTGCCCGGGCAACGAGCTGAAAGCTCATCTGCT
CTCAGGGGCCCCTCCCTGGGGACAGCCCCTCCTGGCTAGTCACACCCTGT
AGGCTCCTCTATATAACCCAGGGGCACAGGGGCTGCCCTCATTCTACCAC
CACCTCCACAGCACAGACAGACACTCAGGAGCCAGCCAGGCCACCATGCC
AAACTGGGGCGGAGGCGCAAAATGTGGAGCCTGTGAAAAGACCGTCTAC
CATGCAGAAGAAATCCAGTGCAATGGAAGGAGTTTCCACAAGACGTGTTT
CCACTGCATGGCCTGCAGGAAGGCTCTTGACAGCACGACAGTCGCGGCT
CATGAGTCGGAGATCTACTGCAAGGTGTGCTATGGGCGCAGATATGGCC
CCAAAGGGATCGGGTATGGACAAGGCGCTGGCTGTCTCAGCACAGACAC
GGGCGAGCATCTCGGCCTGCAGTTCCAACAGTCCCCAAAGCCGGCACGCT
CAGTTACCACCAGCAACCCTTCCAAATTCACTGCGAAGTTTGGAGAGTCC
GAGAAGTGCCCTCGATGTGGCAAGTCAGTCTATGCTGCTGAGAAGGTTAT
GGGAGGTGGCAAGCCTTGGCACAAGACCTGTTTCCGCTGTGCCATCTGTG

caactee

capsid may be an AAV9 or AAVrh74 capsid or a functional variant thereof. Oth-
er promoters or capsids may be used. Further provided are methods of treatment,
such as by intravenous, intracoronary, intracarotid or intracardiac administration
of the rAAV vector, and other compositions and methods.
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