
F&R Ref No.: 00633-0203W01 

Sequence Listing 

Anc80 capsid protein 	(SEQ ID NO:1) 
MAADGYLPDWLEDNLSEGIREWWDLKPGAPKPKANQQKQDDGRGLVLPGYKYLGPFNGLDKGEPV 

5 NAADAAALEHDKAYDQQLKAGDNPYLRYNHADAEFQERLQEDTSFGGNLGRAVFQAKKRVLEPLG 
LVEEGAKTAPGKKRPVEQSPQEPDSSSGIGKKGQQPAX1KRLNFGQTGDSESVPDPQPLGEPPAAP 
SGVGSNTMX2AGGGAPMADNNEGADGVGNASGNWHCDSTWLGDRVITTSTRTWALPTYNNHLYKQI 
SSQSGX3STNDNTYFGYSTPWGYFDFNRFHCHFSPRDWQRLINNNWGFRPKX4LNFKLFNIQVKEV 
TTNDGTTTIANNLTSTVQVFTDSEYQLPYVLGSAHQGCLPPFPADVFMIPQYGYLTLNNGSQAVG 

10 RSSFYCLEYFPSQMLRTGNNFX5FSYTFEDVPFHSSYAHSQSLDRLMNPLIDQYLYYLSRTQTTSG 
TAGNRX6LQFSQAGPSSMANQAKNWLPGPCYRQQRVSKTX7NQNNNSNFAWTGATKYHLNGRDSLV 
NPGPAMATHKDDEDKFFPMSGVLIFGKQGAGNSNVDLDNVMITX8EEEIKTTNPVATEX9YGTVAT 
NLQSXIoNTAPATGTVNSQGALPGMVWQXIIRDVYLQGPIWAKIPHTDGHFHPSPLMGGFGLKHPPP 
QILIKNTPVPANPPTTFSPAKFASFITQYSTGQVSVEIEWELQKENSKRWNPEIQYTSNYNKSTN 

15 VDFAVDTNGVYSEPRPIGTRYLTRNL 

where XI = K/R; 	X2 = A/S; X3 = A/G; 	X4 = R/K; 	X5 = E/Q; X6 = T/E; 	X7 
= A/T; 	X8 = S/N; 	X9 = Q/E; 	X10 = S/A; 	X11 = N/D 

20 
Anc80-L0065 capsid protein 	(SEQ ID NO:2) 
MAADGYLPDWLF.DNLSEGIREWWDLKPGAPKPKANQQKQDDGRGLVLPGYKYLGPFNGLDKGEPV 
NAADAAALEHDKAYDQQLKAGDNPYLRYNHADAEFQERLQEDTSFGGNLGRAVFQAKKRVLEPLG 
LVEEGAKTAPGKKRPVEQSPQEPDSSSGIGKKGQQPARKRLNFGQTGDSESVPDPQPLGEPPAAP 

25 SGVGSNTMAAGGGAPMADNNEGADGVGNASGNWHCDSTWLGDRVITTSTRTWALPTYNNHLYKQI 
SSQSGGSTNDNTYFGYSTPWGYFDFNRFHCHFSPRDWQRLINNNWGFRPKKLNFKLFNIQVKEVT 
TNDGTTTIANNLTSTVQVFTDSEYQLPYVLGSAHQGCLPPFPADVFMIPQYGYLTLNNGSQAVGR 
SSFYCLEYFPSQMLRTGNNFQFSYTFEDVPFHSSYAHSQSLDRLMNPLIDQYLYYLSRTQTTSGT 
AGNRTLQFSQAGPSSMANQAKNWLPGPCYRQQRVSKTTNQNNNSNFAWTGATKYHLNGRDSLVNP 

30 GPAMATHKDDEDKFFPMSGVLIFGKQGAGNSNVDLDNVMITNEEEIKTTNPVATEEYGTVATNLQ 
SANTAPATGTVNSQGALPGMVWQDRDVYLQGPIWAKIPHTDGHFHPSPLMGGFGLKHPPPQILIK 
NTPVPANPPTTFSPAKFASFITQYSTGQVSVEIEWELQKENSKRWNPEIQYTSNYNKSTNVDFAV 
DTNGVYSEPRPIGTRYLTRNL 

35 
pAAV-TMC2 	(SEQ ID NO:3) 
Left-inverted terminal repeat 	(L-ITR): 	1-130 nt 
Cytomegalovirus 	(CMV) promoter: 	206-799 nt 
Simian virus 40 	(SV40) 	misc intron: 	831-963 nt 

40 Transmembrane channel-like 1 	(TMC1ex1): 	982-3,267 nt 
Post-transcriptional regulatory element from Woodchuck hepatitis 
virus 	(WPRE): 	3,268-3,821 nt 
Bovine growth hormone 	(bGH) 	polyA signal: 	3,822-4,086 nt 
Right-inverted terminal repeat 	(R-ITR): 	4,124-4,253 nt 

45 
ctgcgcgctcgctcgctcactgaggccgcccgggcaaagcccgggcgtcgggcgacctttggtcg 
cccggcctcagtgagcgagcgagcgcgcagagagggagtggccaactccatcactaggggttcct 
tgtagttaatgattaacccgccatgctacttatctacgtagccatgctctaggaagatcggaatt 
cgcccttaagctagctagttattaatagtaatcaattacggggtcattagttcatagcccatata 

50 tggagttccgcgttacataacttacggtaaatggcccgcctggctgaccgcccaacgacccccgc 
ccattgacgtcaataatgacgtatgttcccatagtaacgccaatagggactttccattgacgtca 
atgggtggagtatttacggtaaactgcccacttggcagtacatcaagtgtatcatatgccaagta 
cgccccctattgacgtcaatgacggtaaatggcccgcctggcattatgcccagtacatgacctta 
tgggactttcctacttggcagtacatctacgtattagtcatcgctattaccatggtgatgcggtt 
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ttggcagtacatcaatgggcgtggatagcggtttgactcacggggatttccaagtctccacccca 
ttgacgtcaatgggagtttgttttggcaccaaaatcaacgggactttccaaaatgtcgtaacaac 
tccgccccattgacgcaaatgggcggtaggcgtgtacggtgggaggtctatataagcagagctgg 
tttagtgaaccgtcagatcctgcagaagttggtcgtgaggcactgggcaggtaagtatcaaggtt 

5 acaagacaggtttaaggagaccaatagaaactgggcttgtcgagacagagaagactcttgcgttt 
ctgataggcacctattggtcttactgacatccactttgcctttctctccacaggtgtccaggcgg 
ccgcggATGCCACCCAAAAAAGTGCAAATCCAAGTGGAGGAGAAAGAAGAGGATACAGAGGAAAG 
CTCAAGTGAAGAAGAAGAAGATAAGCTACCCAGAAGAGAGAGCTTGAGACCAAAGAGGAAACGGA 
CCAGAGATGTCATCAATGAGGATGACCCAGAACCGGAGCCGGAGGATGAAGAAACAAGAAAGGCA 

10 AGAGAAAAAGAAAGGCGGAGGAGGCTGCGGAGAGGAGCGGAAGAAGAAGAAGAAATTGATGAAGA 
GGAATTAGAACGGTTAAAAGCACTGCTCGATGAGAATAGACAAATGATCGCTACTGTCAAATGTA 
AACCTTGGAAAATGGAGAAGAAAATTGAAGTTCTCAAGGAAGCAAAGAAATTTGTGAGTGAGAAT 
GAAGGCGCTCTTGGGAAAGGAAAGGGAAAGAAGTGGTTTGCATTTAAGATGATGATGGCCAAGAA 
ATGGGCAAAATTCCTCCGAGATTTTGAGAACTTCAAAGCGGCTTGCGTCCCATGGGAAAACAAAA 

15 TCAAGGCAATTGAAAGTCAGTTTGGTTCCTCAGTGGCCTCGTACTTCCTGTTCCTCAGGTGGATG 
TACGGCGTCAACATGGTTCTCTTTGTGTTGACCTTCAGCCTCATCATGTTACCGGAGTACCTCTG 
GGGTTTACCGTACGGCAGCTTACCTAGGAAAACAGTCCCAAGAGCTGAAGAAGCATCTGCAGCCA 
ACTTTGGTGTGTTGTATGACTTCAATGGCCTGGCGCAGTACTCTGTCCTCTTTTATGGCTATTAC 
GACAATAAACGCACGATCGGATGGCTGAATTTCCGGCTACCTCTTTCCTACTTCCTGGTGGGGAT 

20 TATGTGCATTGGATACAGCTTCCTGGTTGTCCTCAAAGCGATGACCAAAAATATTGGTGACGATG 
GTGGTGGCGATGACAACACTTTCAACTTCAGCTGGAAGGTGTTCTGTAGCTGGGACTATCTGATT 
GGTAACCCTGAAACAGCCGACAACAAGTTTAACTCTATCACGATGAACTTTAAGGAAGCCATCAT 
AGAAGAGAGAGCCGCACAGGTGGAGGAGAACATCCACCTCATCAGATTTCTGAGGTTTCTCGCTA 
ACTTCTTCGTGTTCCTCACACTTGGTGCAAGTGGATACCTCATCTTTTGGGCTGTGAAGCGATCC 

25 CAGGAGTTCGCCCAGCAAGATCCTGACACCCTTGGGTGGTGGGAAAAAAATGAAATGAACATGGT 
AATGTCCCTCCTGGGGATGTTCTGTCCCACCCTGTTTGACTTATTTGCTGAACTGGAAGATTACC 
ATCCTCTCATTGCTCTGAAGTGGCTCCTGGGGCGCATTTTTGCTCTTCTTCTAGGCAACTTGTAT 
GTATTCATTCTCGCCTTGATGGATGAGATTAACAACAAGATTGAAGAGGAGAAGCTTGTGAAGGC 
CAATATTACCCTGTGGGAAGCCAACATGATTAAGGCTTACAATGAATCTCTCTCTGGGCTCTCTG 

30 GGAACACCACAGGAGCACCCTTTTTCGTTCATCCTGCAGATGTCCCTCGCGGTCCCTGCTGGGAA 
ACAATGGTGGGGCAGGAATTCGTGCGTCTCACCGTTTCTGACGTCCTGACCACTTACGTCACGAT 
CCTCATTGGCGACTTCCTCAGAGCATGTTTCGTGAGGTTCTGCAATTACTGCTGGTGCTGGGACT 
TAGAATATGGATATCCTTCATACACAGAATTCGACATCAGTGGCAACGTCCTCGCTCTGATCTTC 
AACCAAGGCATGATCTGGATGGGCTCCTTCTTCGCTCCTAGCCTCCCGGGCATCAACATCCTCCG 

35 TCTCCACACATCCATGTATTTCCAGTGCTGGGCTGTGATGTGCTGCAATGTTCCCGAGGCCAGGG 
TGTTCAAAGCTTCCAGATCCAACAACTTCTACCTCGGCATGCTGCTACTCATCCTCTTCCTGTCC 
ACCATGCCGGTCCTGTACATGATCGTCTCCCTCCCGCCATCTTTTGATTGTGGGCCCTTCAGTGG 
TAAAAACAGGATGTTTGAAGTCATCGGTGAGACCCTGGAACATGACTTCCCAAGCTGGATGGCGA 
AGATCCTGAGGCAGCTTTCTAACCCCGGCCTTGTCATTGCTGTCATTCTGGTGATGGTTCTGACC 

40 ATCTATTATCTCAATGCTACTGCCAAGGGCCAGAAAGCAGCGAATCTGGACCTCAAAAAGAAGAT 
GAAACAGCAAGCTTTGGAGAACAAAATGCGAAACAAGAAAATGGCAGCGGCTCGAGCAGCTGCAG 
CTGCTGGTGGCCAGTAAggatccaatcaacctctggattacaaaatttgtgaaagattgactggt 
attcttaactatgttgctccttttacgctatgtggatacgctgctttaatgcctttgtatcatgc 
tattgcttcccgtatggctttcattttctcctccttgtataaatcctggttgctgtctctttatg 

45 aggagttgtggcccgttgtcaggcaacgtggcgtggtgtgcactgtgtttgctgacgcaaccccc 
actggttggggcattgccaccacctgtcagctcctttccgggactttcgctttccccctccctat 
tgccacggcggaactcatcgccgcctgccttgcccgctgctggacaggggctcggctgttgggca 
ctgacaattccgtggtgttgtcggggaaatcatcgtcctttccttggctgctcgcctgtgttgcc 
acctggattctgcgcgggacgtccttctgctacgtcccttcggccctcaatccagcggaccttcc 

50 ttcccgcggcctgctgccggctctgcggcctcttccgcgtcttcgagatctgcctcgactgtgcc 
ttctagttgccagccatctgttgtttgcccctcccccgtgccttccttgaccctggaaggtgcca 
ctcccactgtcctttcctaataaaatgaggaaattgcatcgcattgtctgagtaggtgtcattct 
attctggggggtggggtggggcaggacagcaagggggaggattgggaagacaatagcaggcatgc 
tggggactcgagttaagggcgaattcccgataaggatcttcctagagcatggctacgtagataag 

55 tagcatggcgggttaatcattaactacaaggaacccctagtgatggagttggccactccctctct 
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gcgcgctcgctcgctcactgaggccgggcgaccaaaggtcgcccgacgcccgggctttgcccggg 
cggcctcagtgagcgagcgagcgcgcagccttaattaacctaattcactggccgtcgttttacaa 
cgtcgtgactgggaaaaccctggcgttacccaacttaatcgccttgcagcacatccccctttcgc 
cagctggcgtaatagcgaagaggcccgcaccgatcgcccttcccaacagttgcgcagcctgaatg 

5 gcgaatgggacgcgccctgtagcggcgcattaagcgcggcgggtgtggtggttacgcgcagcgtg 
accgctacacttgccagcgccctagcgcccgctcctttcgctttcttcccttcctttctcgccac 
gttcgccggctttccccgtcaagctctaaatcgggggctccctttagggttccgatttagtgctt 
tacggcacctcgaccccaaaaaacttgattagggtgatggttcacgtagtgggccatcgccctga 
tagacggtttttcgccctttgacgttggagtccacgttctttaatagtggactcttgttccaaac 

10 tggaacaacactcaaccctatctcggtctattcttttgatttataagggattttgccgatttcgg 
cctattggttaaaaaatgagctgatttaacaaaaatttaacgcgaattttaacaaaatattaacg 
tttataatttcaggtggcatctttcggggaaatgtgcgcggaacccctatttgtttatttttcta 
aatacattcaaatatgtatccgctcatgagacaataaccctgataaatgcttcaataatattgaa 
aaaggaagagtatgagtattcaacatttccgtgtcgcccttattcccttttttgcggcattttgc 

15 cttcctgtttttgctcacccagaaacgctggtgaaagtaaaagatgctgaagatcagttgggtgc 
acgagtgggttacatcgaactggatctcaatagtggtaagatccttgagagttttcgccccgaag 
aacgttttccaatgatgagcacttttaaagttctgctatgtggcgcggtattatcccgtattgac 
gccgggcaagagcaactcggtcgccgcatacactattctcagaatgacttggttgagtactcacc 
agtcacagaaaagcatcttacggatggcatgacagtaagagaattatgcagtgctgccataacca 

20 tgagtgataacactgcggccaacttacttctgacaacgatcggaggaccgaaggagctaaccgct 
tttttgcacaacatgggggatcatgtaactcgccttgatcgttgggaaccggagctgaatgaagc 
cataccaaacgacgagcgtgacaccacgatgcctgtagtaatggtaacaacgttgcgcaaactat 
taactggcgaactacttactctagcttcccggcaacaattaatagactggatggaggcggataaa 
gttgcaggaccacttctgcgctcggcccttccggctggctggtttattgctgataaatctggagc 

25 cggtgagcgtgggtctcgcggtatcattgcagcactggggccagatggtaagccctcccgtatcg 
tagttatctacacgacggggagtcaggcaactatggatgaacgaaatagacagatcgctgagata 
ggtgcctcactgattaagcattggtaactgtcagaccaagtttactcatatatactttagattga 
tttaaaacttcatttttaatttaaaaggatctaggtgaagatcctttttgataatctcatgacca 
aaatcccttaacgtgagttttcgttccactgagcgtcagaccccgtagaaaagatcaaaggatct 

30 tcttgagatcctttttttctgcgcgtaatctgctgcttgcaaacaaaaaaaccaccgctaccagc 
ggtggtttgtttgccggatcaagagctaccaactctttttccgaaggtaactggcttcagcagag 
cgcagataccaaatactgtccttctagtgtagccgtagttaggccaccacttcaagaactctgta 
gcaccgcctacatacctcgctctgctaatcctgttaccagtggctgctgccagtggcgataagtc 
gtgtcttaccgggttggactcaagacgatagttaccggataaggcgcagcggtcgggctgaacgg 

35 ggggttcgtgcacacagcccagcttggagcgaacgacctacaccgaactgagatacctacagcgt 
gagctatgagaaagcgccacgcttcccgaagggagaaaggcggacaggtatccggtaagcggcag 
ggtcggaacaggagagcgcacgagggagcttccagggggaaacgcctggtatctttatagtcctg 
tcgggtttcgccacctctgacttgagcgtcgatttttgtgatgctcgtcaggggggcggagccta 
tggaaaaacgccagcaacgcggcctttttacggttcctggccttttgctgcggttttgctcacat 

40 gttctttcctgcgttatcccctgattctgtggataaccgtattaccgcctttgagtgagctgata 
ccgctcgccgcagccgaacgaccgagcgcagcgagtcagtgagcgaggaagcggaagagcgccca 
atacgcaaaccgcctctccccgcgcgttggccgattcattaatgcagctggcacgacaggtttcc 
cgactggaaagcgggcagtgagcgcaacgcaattaatgtgagttagctcactcattaggcacccc 
aggctttacactttatgcttccggctcgtatgttgtgtggaattgtgagcggataacaatttcac 

45 acaggaaacagctatgaccatgattacgccagatttaattaagg 

pAAV-TMC1ex2 	(SEQ ID NO:4) 
L-ITR: 	1-130 

50 CMV promoter: 	206-799 
SV40 misc intron: 	831-963 
TMC1ex2: 	982-3,255 
WPRE: 	3,256-3,809 
bGH polyA signal: 	3,810-4,074 

55 R-ITR: 	4,112-4,241 
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ctgcgcgctcgctcgctcactgaggccgcccgggcaaagcccgggcgtcgggcgacctttggtcg 
cccggcctcagtgagcgagcgagcgcgcagagagggagtggccaactccatcactaggggttcct 
tgtagttaatgattaacccgccatgctacttatctacgtagccatgctctaggaagatcggaatt 

5 cgcccttaagctagctagttattaatagtaatcaattacggggtcattagttcatagcccatata 
tggagttccgcgttacataacttacggtaaatggcccgcctggctgaccgcccaacgacccccgc 
ccattgacgtcaataatgacgtatgttcccatagtaacgccaatagggactttccattgacgtca 
atgggtggagtatttacggtaaactgcccacttggcagtacatcaagtgtatcatatgccaagta 
cgccccctattgacgtcaatgacggtaaatggcccgcctggcattatgcccagtacatgacctta 

10 tgggactttcctacttggcagtacatctacgtattagtcatcgctattaccatggtgatgcggtt 
ttggcagtacatcaatgggcgtggatagcggtttgactcacggggatttccaagtctccacccca 
ttgacgtcaatgggagtttgttttggcaccaaaatcaacgggactttccaaaatgtcgtaacaac 
tccgccccattgacgcaaatgggcggtaggcgtgtacggtgggaggtctatataagcagagctgg 
tttagtgaaccgtcagatcctgcagaagttggtcgtgaggcactgggcaggtaagtatcaaggtt 

15 acaagacaggtttaaggagaccaatagaaactgggcttgtcgagacagagaagactcttgcgttt 
ctgataggcacctattggtcttactgacatccactttgcctttctctccacaggtgtccaggcgg 
ccgcggATGTTGCAAATCCAAGTGGAGGAGAAAGAAGAGGATACAGAGGAAAGCTCAAGTGAAGA 
AGAAGAAGATAAGC TACCCAGAAGAGAGAGC T T GAGACCAAAGAGGAAACGGACCAGAGATG TCA 
TCAATGAGGATGACCCAGAACCGGAGCCGGAGGATGAAGAAACAAGAAAGGCAAGAGAAAAAGAA 

20 AGGCGGAGGAGGC T GCGGAGAGGAGCGGAAGAAGAAGAAGAAAT T GATGAAGAGGAAT TAGAACG 
GT TAAAAGCACTGCTCGATGAGAATAGACAAATGATCGCTACTGTCAAATGTAAACCT TGGAAAA 
TGGAGAAGAAAATTGAAGTTCTCAAGGAAGCAAAGAAATTTGTGAGTGAGAATGAAGGCGCTCTT 
GGGAAAGGAAAGGGAAAGAAGTGCTTTGCATTTAAGATGATGATGGCCAAGAAATGGGCAAAATT 
CCTCCGAGATTTTGAGAACTTCAAAGCGGCTTGCGTCCCATGGGAAAACAAAATCAAGGCAATTG 

25 AAAGTCAGTTTGGTTCCTCAGTGGCCTCGTACTTCCTGTTCCTCAGGTGGATGTACGGCGTCAAC 
ATGGTTCTCTTTGTGTTGACCTTCAGCCTCATCATGTTACCGGAGTACCTCTGGGGTTTACCGTA 
CGGCAGCTTACCTAGGAAAACAGTCCCAAGAGCTGAAGAAGCATCTGCAGCCAACTTTGGTGTGT 
TGTATGACTTCAATGGCCTGGCGCAGTACTCTGTCCTCTTTTATGGCTATTACGACAATAAACGC 
ACGATCGGATGGCTGAATTTCCGGCTACCTCTTTCCTACTTCCTGGTGGGGATTATGTGCATTGG 

30 ATACAGCTTCCTGGTTGTCCTCAAAGCGATGACCAAAAATATTGGTGACGATGGTGGTGGCGATG 
ACAACACTTTCAACTTCAGCTGGAAGGTGTTCTGTAGCTGGGACTATCTGATTGGTAACCCTGAA 
ACAGCCGACAACAAG T T TAAC TC TAT CACGAT GAACT T TAAGGAAGCCATCATAGAAGAGAGAGC 
CGCACAGGTGGAGGAGAACATCCACCTCATCAGATTTCTGAGGTTTCTCGCTAACTTCTTCGTGT 
TCCTCACACTTGGTGCAAGTGGATACCTCATCTTTTGGGCTGTGAAGCGATCCCAGGAGTTCGCC 

35 CAGCAAGATCCTGACACCCTTGGGTGGTGGGAAAAAAATGAAATGAACATGGTAATGTCCCTCCT 
GGGGATGTTCTGTCCCACCCTGTTTGACTTATTTGCTGAACTGGAAGATTACCATCCTCTCATTG 
CTCTGAAGTGGCTCCTGGGGCGCATTTTTGCTCTTCTTCTAGGCAACTTGTATGTATTCATTCTC 
GCCTTGATGGATGAGATTAACAACAAGATTGAAGAGGAGAAGCTTGTGAAGGCCAATATTACCCT 
GTGGGAAGCCAACATGATTAAGGCTTACAATGAATCTCTCTCTGGGCTCTCTGGGAACACCACAG 

40 GAGCACCCTTTTTCGTTCATCCTGCAGATGTCCCTCGCGGTCCCTGCTGGGAAACAATGGTGGGG 
CAGGAATTCGTGCGTCTCACCGTTTCTGACGTCCTGACCACTTACGTCACGATCCTCATTGGCGA 
CTTCCTCAGAGCATGTTTCGTGAGGTTCTGCAATTACTGCTGGTGCTGGGACTTAGAATATGGAT 
ATCCTTCATACACAGAATTCGACATCAGTGGCAACGTCCTCGCTCTGATCTTCAACCAAGGCATG 
ATCTGGATGGGCTCCTTCTTCGCTCCTAGCCTCCCGGGCATCAACATCCTCCGTCTCCACACATC 

45 CATGTATTTCCAGTGCTGGGCTGTGATGTGCTGCAATGTTCCCGAGGCCAGGGTGTTCAAAGCTT 
CCAGATCCAACAACTTCTACCTCGGCATGCTGCTACTCATCCTCTTCCTGTCCACCATGCCGGTC 
CTGTACATGATCGTCTCCCTCCCGCCATCTTTTGATTGTGGGCCCTTCAGTGGTAAAAACAGGAT 
GTTTGAAGTCATCGGTGAGACCCTGGAACATGACTTCCCAAGCTGGATGGCGAAGATCCTGAGGC 
AGCTTTCTAACCCCGGCCTTGTCATTGCTGTCATTCTGGTGATGGTTCTGACCATCTATTATCTC 

50 AAT GC TACT GCCAAGGGCCAGAAAGCAGCGAATCT GGACCT CAAAAAGAAGATGAAACAGCAAGC 
TTTGGAGAACAAAATGCGAAACAAGAAAATGGCAGCGGCTCGAGCAGCTGCAGCTGCTGGTGGCC 
AGTAAggatccaatcaacctctggattacaaaatttgtgaaagattgactggtattcttaactat 
gttgctccttttacgctatgtggatacgctgctttaatgcctttgtatcatgctattgcttcccg 
tatggctttcattttctcctccttgtataaatcctggttgctgtctctttatgaggagttgtggc 

55 ccgttgtcaggcaacgtggcgtggtgtgcactgtgtttgctgacgcaacccccactggttggggc 
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attgccaccacctgtcagctcctttccgggactttcgctttccccctccctattgccacggcgga 
actcatcgccgcctgccttgcccgctgctggacaggggctcggctgttgggcactgacaattccg 
tggtgttgtcggggaaatcatcgtcctttccttggctgctcgcctgtgttgccacctggattctg 
cgcgggacgtccttctgctacgtcccttcggccct caatccagcggaccttcctt cccgcggcct 

5 gctgccggctctgcggcctcttccgcgtcttcgagatctgcctcgactgtgccttctagttgcca 
gccatctgttgtttgcccctcccccgtgccttccttgaccctggaaggtgccactcccactgtcc 
tttcctaataaaatgaggaaattgcatcgcattgtctgagtaggtgtcattctattctggggggt 
ggggtggggcaggacagcaagggggaggattgggaagacaatagcaggcatgctggggactcgag 
ttaagggcgaattcccgataaggatcttcctagagcatggctacgtagataagtagcatggcggg 

10 ttaatcattaactacaaggaacccctagtgatggagttggccactccctctctgcgcgctcgctc 
gctcactgaggccgggcgaccaaaggtcgcccgacgcccgggctttgcccgggcggcctcagtga 
gcgagcgagcgcgcagccttaattaacctaattcactggccgtcgttttacaacgtcgtgactgg 
gaaaaccctggcgttacccaacttaatcgccttgcagcacatccccctttcgccagctggcgtaa 
tagcgaagaggcccgcaccgatcgcccttcccaacagttgcgcagcctgaatggcgaatgggacg 

15 cgccctgtagcggcgcattaagcgcggcgggtgtggtggttacgcgcagcgtgaccgctacactt 
gccagcgccctagcgcccgctcctttcgctttcttcccttcctttctcgccacgttcgccggctt 
tccccgtcaagctctaaatcgggggctccctttagggttccgatttagtgctttacggcacctcg 
accccaaaaaacttgattagggtgatggttcacgtagtgggccatcgccctgatagacggttttt 
cgccctttgacgttggagtccacgttctttaatagtggactcttgttccaaactggaacaacact 

20 caaccctatctcggtctattcttttgatttataagggattttgccgatttcggcctattggttaa 
aaaatgagctgatttaacaaaaatttaacgcgaattttaacaaaatattaacgtttataatttca 
ggtggcatctttcggggaaatgtgcgcggaacccctatttgtttatttttctaaatacattcaaa 
tatgtatccgctcatgagacaataaccctgataaatgcttcaataatattgaaaaaggaagagta 
tgagtattcaacatttccgtgtcgcccttattcccttttttgcggcattttgccttcctgttttt 

25 gctcacccagaaacgctggtgaaagtaaaagatgctgaagatcagttgggtgcacgagtgggtta 
catcgaactggatctcaatagtggtaagatccttgagagttttcgccccgaagaacgttttccaa 
tgatgagcacttttaaagttctgctatgtggcgcggtattatcccgtattgacgccgggcaagag 
caactcggtcgccgcatacactattctcagaatgacttggttgagtactcaccagtcacagaaaa 
gcatcttacggatggcatgacagtaagagaattatgcagtgctgccataaccatgagtgataaca 

30 ctgcggccaacttacttctgacaacgatcggaggaccgaaggagctaaccgcttttttgcacaac 
atgggggatcatgtaactcgccttgatcgttgggaaccggagctgaatgaagccataccaaacga 
cgagcgtgacaccacgatgcctgtagtaatggtaacaacgttgcgcaaactattaactggcgaac 
tacttactctagcttcccggcaacaattaatagactggatggaggcggataaagttgcaggacca 
cttctgcgctcggcccttccggctggctggtttattgctgataaatctggagccggtgagcgtgg 

35 gtctcgcggtatcattgcagcactggggccagatggtaagccctcccgtatcgtagttatctaca 
cgacggggagtcaggcaactatggatgaacgaaatagacagatcgctgagataggtgcctcactg 
attaagcattggtaactgtcagaccaagtttactcatatatactttagattgatttaaaacttca 
tttttaatttaaaaggatctaggtgaagatcctttttgataatctcatgaccaaaatcccttaac 
gtgagttttcgttccactgagcgtcagaccccgtagaaaagatcaaaggatcttcttgagatcct 

40 ttttttctgcgcgtaatctgctgcttgcaaacaaaaaaaccaccgctaccagcggtggtttgttt 
gccggatcaagagctaccaactctttttccgaaggtaactggcttcagcagagcgcagataccaa 
atactgtccttctagtgtagccgtagttaggccaccacttcaagaactctgtagcaccgcctaca 
tacctcgctctgctaatcctgttaccagtggctgctgccagtggcgataagtcgtgtcttaccgg 
gttggactcaagacgatagttaccggataaggcgcagcggtcgggctgaacggggggttcgtgca 

45 cacagcccagcttggagcgaacgacctacaccgaactgagatacctacagcgtgagctatgagaa 
agcgccacgcttcccgaagggagaaaggcggacaggtatccggtaagcggcagggtcggaacagg 
agagcgcacgagggagcttccagggggaaacgcctggtatctttatagtcctgtcgggtttcgcc 
acctctgacttgagcgtcgatttttgtgatgctcgtcaggggggcggagcctatggaaaaacgcc 
agcaacgcggcctttttacggttcctggccttttgctgcggttttgctcacatgttctttcctgc 

50 gttatcccctgattctgtggataaccgtattaccgcctttgagtgagctgataccgctcgccgca 
gccgaacgaccgagcgcagcgagtcagtgagcgaggaagcggaagagcgcccaatacgcaaaccg 
cctctccccgcgcgttggccgattcattaatgcagctggcacgacaggtttcccgactggaaagc 
gggcagtgagcgcaacgcaattaatgtgagttagctcactcattaggcaccccaggctttacact 
ttatgcttccggctcgtatgttgtgtggaattgtgagcggataacaatttcacacaggaaacagc 

55 tatgaccatgattacgccagatttaattaagg 
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pAAV-TMC2 	(SEQ ID NO:5) 
L-ITR: 	1-130 

5 CMV promoter: 	206-799 
SV40 misc intron: 	831-963 
TMC2: 	981-3,647 
WPRE: 	3,655-4,208 
bGH polyA signal: 	4,209-4,473 

10 R-ITR: 	4,511-4,640 

ctgcgcgctcgctcgctcactgaggccgcccgggcaaagcccgggcgtcgggcgacctttggtcg 
cccggcctcagtgagcgagcgagcgcgcagagagggagtggccaactccatcactaggggttcct 
tgtagttaatgattaacccgccatgctacttatctacgtagccatgctctaggaagatcggaatt 

15 cgcccttaagctagctagttattaatagtaatcaattacggggtcattagttcatagcccatata 
tggagttccgcgttacataacttacggtaaatggcccgcctggctgaccgcccaacgacccccgc 
ccattgacgtcaataatgacgtatgttcccatagtaacgccaatagggactttccattgacgtca 
atgggtggagtatttacggtaaactgcccacttggcagtacatCaagtgtatcatatgccaagta 
cgccccctattgacgtcaatgacggtaaatggcccgcctggcattatgcccagtacatgacctta 

20 tgggactttcctacttggcagtacatctacgtattagtcatcgctattaccatggtgatgcggtt 
ttggcagtacatcaatgggcgtggatagcggtttgactcacggggatttccaagtctccacccca 
ttgacgtcaatgggagtttgttttggcaccaaaatcaacgggactttccaaaatgtcgtaacaac 
tccgccccattgacgcaaatgggcggtaggcgtgtacggtgggaggtctatataagcagagctgg 
tttagtgaaccgtcagatcctgcagaagttggtcgtgaggcactgggcaggtaagtatcaaggtt 

25 acaagacaggtttaaggagaccaatagaaactgggcttgtcgagacagagaagactcttgcgttt 
ctgataggcacctattggtcttactgacatccactttgcctttctctccacaggtgtccaggcgg 
ccgccATGAGCCCCCAGTTAAAGAGCTTGGACGAGGAAGGTGACAAGTCAGCAAGAAGACCCACA 
AGGAAACAAACCTCCAGAGCTGCATGTCCCCAAGACGGGCACCGAGCCCAATCTAGCCGGAAGGA 
TCCTGCTAAGGGTAGCCCAAGACCAGGGTCTTCCCGGAAGAAACAGATGGAACATGGAAGCTATC 

30 ACAAGGGGTTGCAGGGACAGAAACCACGAAAGGTGGAGAGGTCTCTACAAGGGAGGAAGAAGGAT 
CGGAGAACTTCCCTTAAGGAGCAGAGAGCATCTCCAAAGAAGGAGAGGGAGGCTCTGAGGAAGGA 
GGCAGGCAAGCAGCTGAGAAAACCCAGGTCCACTTCCTTGGGCTCCAGTGTCTCTACTGGAGACT 
CCCTGTCTGAGGAGGAGCTGGCTCAGATCCTGGAACAGGTAGAAGAAAAAAAGAAGCTCATCACT 
ACCGTGAGGAACAAACCCTGGCCCATGGCAAAGAAGCTGAGGGAACTCAGGGAAGCCCAAGCCTT 

35 TGTGGAGAAGTATGAAGGAGCCTTGGGGAAAGGCAAGGGCAAACACCTCTACGCCTACAGGATGA 
TGATGGCTAAGAAATGGGTCAAGTTTAAGAGGGACTTTGATAATTTCAAGACTCAATGTATTCCC 
TGGGAAATGAAGATCAAGGACATTGAAAGTCACTTCGGTTCTTCTGTGGCATCTTACTTCATCTT 
TCTCCGATGGATGTATGGAGTTAACCTTGTCCTTTTTGGCTTaATATTTGGTCTAGTCATCATCC 
CAGAGGTGCTGATGGGCATGCCCTATGGAAGTATACCCAGAAAGACGGTGCCTCGGGCTGAGGAA 

40 GAGCGAGCCATGGACTTCTCTGTCCTTTGGGATTTTGAGGGCTACATCAAATATTCTGCTCTCTT 
CTATGGCTACTACAACAACCAGCGGACCATTGGATGGCTGAGGTACAGGCTGCCCATGGCTTACT 
TTATGGTGGGGGTCAGCGTGTTTGGCTACAGCTTGATGATCGTCATTAGGTCGATGGCCAGCAAT 
ACCCAGGGTAGCACCAGTGAGGGGGACAGTGACAGCTTCACGTTCAGCTTCAAGATGTTCACCAG 
CTGGGACTACCTCATCGGGAATTCAGAGACAGCAGACAACAAATATGTCTCCATCACTACCAGCT 

45 TCAAGGAGTCTATAGTGGACGAACAAGAGAGTAACAAAGAAGGGAATATCCACCTGACAAGATTC 
CTCCGCGTCCTGGCCAACTTTCTCATTCTCTGCTGTCTGTGTGGAAGCGGGTACCTCATTTACTT 
TGTGGTGAAACGGTCCCAGGAGTTCTCCAAAATGCAAAATGTCAGCTGGTATGAAAGGAATGAGG 
TGGAGATCGTGATGTCTCTGCTAGGGATGTTTTGTCCCCCTCTGTTTGAAACCATCGCTGCCTTG 
GAGAATTATCACCCACGAACTGGGCTGAAGTGGCAGCTGGGCCGCATCTTTGCCCTTTTCCTGGG 

50 AAACCTCTACACGTTTCTCCTGGCCCTCATGGACGATGTCCACCTTAAGCTTTCTAATGAGGAAA 
AAATCAAGAACATCACTCACTGGACCCTGTTTAACTATTACAATTCCTCAGGTGGGAATGAGAGT 
GTGCCCCGGCCACCACCACACCCTGCAGATGTGCCCAGAGGTTCTTGCTGGGAGACAGCTGTGGG 
CATTGAGTTTATGAGGCTCACCGTGTCTGACATGCTGGTAACATACCTCACCATCTTGGTCGGAG 
ATTTCCTCCGAGCTTGTTTTGTCCGGTTCATGAATCACTGCTGGTGTTGGGACCTCGAGGCTGGT 

55 TTTCCCTCATATGCCGAGTTTGATATTAGTGGAAATGTGTTGGGTTTGATCTTCAACCAAGGAAT 
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GATCTGGATGGGCTCCTTCTATGCTCCAGGACTGGTGGGCATCAATGTCCTGCGCCTGTTGACCT 
CCATGTACTTCCAGTGCTGGGCAGTGATGAGCAGCAACGTTCCCCATGAGCGTGTGTTTAAAGCC 
TCCCGATCCAACAACTTCTACATGGGCCTGCTGCTGTTGGTGCTCTTCCTCAGCCTCCTGCCTGT 
GGCCTACACTGTCATGTCTCTCCCACCCTCGTTTGACTGTGGCCCCTTCAGTGGGAAAAACAGAA 

5 TGTACGATGTCCTCCATGAGACCATCGAGAACGATTTCCCTAAGTTCCTGGGCAAGATCTTTGCG 
TTCCTTGCCAACCCAGGCCTGATCATTCCAGCCATCCTGCTAATGTTTCTGGCCATTTACTACCT 
GAACTCAGTTTCAAAAAGTCTTTCCAGAGCTAATGCCCAGCTGCGAAAGAAGATCCAAGCGCTCC 
GTGAAGTTGAGAAGAACCATAAATCCATCAAGGGAAAAGCCATAGTCACATATTCAGAGGACACA 
ATCAAGAACAGCTCCAAAAATGCCACCCAGATACATCTTACTAAAGAAGAGCCCACATCTCACTC 

10 TTCCAGCCAAATCCAGACCCTGGACAAGAAAGCGCAGGGCCCCCACACCTCCAGTACTGAGGGTG 
GGGCCTCGCCGTCTACCTCCTGGCACCATGTTGGGTCTCAACCACCGAGAGGCAGACGAGATTCT 
GGCCAACCCCAGTCTCAGACTTATACAGGCAGGTCACCTTCTGGAAAGAGAACCCAGAGGCCTCA 
CAACTGAtaagcttggatccaatcaacctctggattacaaaatttgtgaaagattgactggtatt 
cttaactatgttgctccttttacgctatgtggatacgctgctttaatgcctttgtatcatgctat 

15 tgcttcccgtatggctttcattttctcctccttgtataaatcctggttgctgtctctttatgagg 
agttgtggcccgttgtcaggcaacgtggcgtggtgtgcactgtgtttgctgacgcaacccccact 
ggttggggcattgccaccacctgtcagctcctttccgggactttcgctttccccctccctattgc 
cacggcggaactcatcgccgcctgccttgcccgctgctggacaggggctcggctgttgggcactg 
acaattccgtggtgttgtcggggaaatcatcgtcctttccttggctgctcgcctgtgttgccacc 

20 tggattctgcgcgggacgtccttctgctacgtcccttcggccctcaatccagcggaccttccttc 
ccgcggcctgctgccggctctgcggcctcttccgcgtcttcgagatctgcctcgactgtgccttc 
tagttgccagccatctgttgtttgcccctcccccgtgccttccttgaccctggaaggtgccactc 
ccactgtcctttcctaataaaatgaggaaattgcatcgcattgtctgagtaggtgtcattctatt 
ctggggggtggggtggggcaggacagcaagggggaggattgggaagacaatagcaggcatgctgg 

25 ggactcgagttaagggcgaattcccgataaggatcttcctagagcatggctacgtagataagtag 
catggcgggttaatcattaactacaaggaacccctagtgatggagttggccactccctctctgcg 
cgctcgctcgctcactgaggccgggcgaccaaaggtcgcccgacgcccgggctttgcccgggcgg 
cctcagtgagcgagcgagcgcgcagccttaattaacctaattcactggccgtcgttttacaacgt 
cgtgactgggaaaaccctggcgttacccaacttaatcgccttgcagcacatccccctttcgccag 

30 ctggcgtaatagcgaagaggcccgcaccgatcgcccttcccaacagttgcgcagcctgaatggcg 
aatgggacgcgccctgtagcggcgcattaagcgcggcgggtgtggtggttacgcgcagcgtgacc 
gctacacttgccagcgccctagcgcccgctcctttcgctttcttcccttcctttctcgccacgtt 
cgccggctttccccgtcaagctctaaatcgggggctccctttagggttccgatttagtgctttac 
ggcacctcgaccccaaaaaacttgattagggtgatggttcacgtagtgggccatcgccctgatag 

35 acggtttttcgccctttgacgttggagtccacgttctttaatagtggactcttgttccaaactgg 
aacaacactcaaccctatctcggtctattcttttgatttataagggattttgccgatttcggcct 
attggttaaaaaatgagctgatttaacaaaaatttaacgcgaattttaacaaaatattaacgttt 
ataatttcaggtggcatctttcggggaaatgtgcgcggaacccctatttgtttatttttctaaat 
acattcaaatatgtatccgctcatgagacaataaccctgataaatgcttcaataatattgaaaaa 

40 ggaagagtatgagtattcaacatttccgtgtcgcccttattcccttttttgcggcattttgcctt 
cctgtttttgctcacccagaaacgctggtgaaagtaaaagatgctgaagatcagttgggtgcacg 
agtgggttacatcgaactggatctcaatagtggtaagatccttgagagttttcgccccgaagaac 
gttttccaatgatgagcacttttaaagttctgctatgtggcgcggtattatcccgtattgacgcc 
gggcaagagcaactcggtcgccgcatacactattctcagaatgacttggttgagtactcaccagt 

45 cacagaaaagcatcttacggatggcatgacagtaagagaattatgcagtgctgccataaccatga 
gtgataacactgcggccaacttacttctgacaacgatcggaggaccgaaggagctaaccgctttt 
ttgcacaacatgggggatcatgtaactcgccttgatcgttgggaaccggagctgaatgaagccat 
accaaacgacgagcgtgacaccacgatgcctgtagtaatggtaacaacgttgcgcaaactattaa 
ctggcgaactacttactctagcttcccggcaacaattaatagactggatggaggcggataaagtt 

50 gcaggaccacttctgcgctcggcccttccggctggctggtttattgctgataaatctggagccgg 
tgagcgtgggtctcgcggtatcattgcagcactggggccagatggtaagccctcccgtatcgtag 
ttatctacacgacggggagtcaggcaactatggatgaacgaaatagacagatcgctgagataggt 
gcctcactgattaagcattggtaactgtcagaccaagtttactcatatatactttagattgattt 
aaaacttcatttttaatttaaaaggatctaggtgaagatcctttttgataatctcatgaccaaaa 

55 tcccttaacgtgagttttcgttccactgagcgtcagaccccgtagaaaagatcaaaggatcttct 
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tgagatcctttttttctgcgcgtaatCtgctgcttgcaaacaaaaaaaccaccgctaccagcggt 
ggtttgtttgccggatcaagagctaccaactctttttccgaaggtaactggcttcagcagagcgc 
agataccaaatactgtccttctagtgtagccgtagttaggccaccacttcaagaactctgtagca 
ccgcctacatacctcgctctgctaatcctgttaccagtggctgctgccagtggcgataagtcgtg 

5 tcttaccgggttggactcaagacgatagttaccggataaggcgcagcggtcgggctgaacggggg 
gttcgtgcacacagcccagcttggagcgaacgacctacaccgaactgagatacctacagcgtgag 
ctatgagaaagcgccacgcttcccgaagggagaaaggcggacaggtatccggtaagcggcagggt 
cggaacaggagagcgcacgagggagcttccagggggaaacgcctggtatctttatagtcctgtcg 
ggtttcgccacctctgacttgagcgtcgatttttgtgatgctcgtcaggggggcggagcctatgg 

10 aaaaacgccagcaacgcggcctttttacggttcctggccttttgctgcggttttgctcacatgtt 
ctttcctgcgttatcccctgattctgtggataaccgtattaccgcctttgagtgagctgataccg 
ctcgccgcagccgaacgaccgagcgcagcgagtcagtgagcgaggaagcggaagagcgcccaata 
cgcaaaccgcctctccccgcgcgttggccgattcattaatgcagctggcacgacaggtttcccga 
ctggaaagcgggcagtgagcgcaacgcaattaatgtgagttagctcactcattaggcaccccagg 

15 ctttacactttatgcttccggctcgtatgttgtgtggaattgtgagcggataacaatttcacaca 
ggaaacagctatgaccatgattacgccagatttaattaagg 

pAAV-Pmyo6-TMClex1 	(SEQ ID NO:6) 
20 L-ITR: 	1-141 

Myosin 6 	(myo6) 	promoter: 	155-1,396 
TMClexl: 	1,425-3,710 
hGH polyA signal: 	3,745-4,225 
R-ITR: 	4,262-4,402 

25 
cctgcaggcagctgcgcgctcgctcgctcactgaggccgcccgggcaaagcccgggcgtcgggcg 
acctttggtcgcccggcctcagtgagcgagcgagcgcgcagagagggagtggccaactccatcac 
taggggttcctgcggccgcacgcgTGCAAGAACCCTCACTGGCTGAACTATCTTGCCAGCCCCTT 
ATTTTGTTTTCATATTAACCTCTTTTTTCTAGTAAAGGAGATGTTTGCTCTCAAATTTGCATAGG 

30 AATGTAATATTTAATTTAAAAAGATGACCCACATATGACCTTATAAGGACAGTAAAATTAAACAA 
CCGGAAAGATAAAGCGGGCCAGTTGGCTCAGTTCTATAAAACCAGCCCACAAGGATTGTCACTAT 
TCTTAGGCTTGCGCGGGCTACATGATGAGTTCCAGGACTGCCTGGTTACAGACCGAGACTCTCTC 
AAGAGTCCAGATAAACAACAACAAAGGGGGCGAGGTGGAAATACAGGGGCTGTAAGAAGTAAATA 
TGATATCTGCATGGGAGGCTAGCCAGAGAAGAAAAAATTTTCTTCCGTGGTTCAATCCTCCAAGG 

35 GCTGAACAGGAAGTTGACGCAGGCAGGTGAGGAGCACGAGCCTAGATGGGCTGCGGTGCCACCCT 
TAATCCCCACAAGCGAGTTCCTCCGCAATTCGCCTGTCCCACTCTCAACTTTTCTTCAACTGACT 
CTTTGCTGTGGTCCCTCGCTGTGGCAGTGGAAACAACTACCACTGCGAGGTAGGGAATGTCATGA 
GGGGCTACCTGCAGCCCTTGGCTTGCAGGGATGCAGGGATGCGGTCGGAACCTGAGGCCCCGCCC 
TTCTCTTGCCCCACGCCATTAGGCCACGCCCCTACCCAGCACTCCTTCAACCACCCCCTTCCCCG 

40 GCGCCTCATGAGGTCCCGCCCCTCTCAACCCTAGCTCTTGAGGCCTCCCCTTCACAGCCGCCCCG 
GCGTTCCTTGACTTGAGGCCACGTCCCTCTGCTCCTTCATTCCCAAGACCCTACGCTTTGCGAGT 
CCTCCCTGTCCTGCTGCCTAGGACCCCGCCCCTCTCAGCCCTTCTGCCCCAAGACCCCGCCCCTT 
AGGCTGTTCCCGCCCACTGGCCAATGAAGACCCGCCCTTTCTTTAGCCGCCCCGCCCCGGTCCCA 
CAAAATCCCGCCTCCGGCCCCGCCTCCCGCCCCCTTGGGCGCTCCGTAGCAGTGACGTGCGCAGG 

45 CTGGGCACTCTGCAGGGCTCTCTGGCCGGCGGGTGGAGACCGATCCGGGATCTGTCCCAGCAGGA 
AGCGTATCCCGGCCGCCGTCGTGCTGTCGTCTCCGGTGCTCGCTCTCGGCCGCGGTGTCGCGCTT 
GCCCTTCGCGCCCGCAGCCCGGCAGCCTCTCgagCTCAAGCTTCGAATTCgtcgacaggATGCCA 
CCCAAAAAAGTGCAAATCCAAGTGGAGGAGAAAGAAGAGGATACAGAGGAAAGCTCAAGTGAAGA 
AGAAGAAGATAAGCTACCCAGAAGAGAGAGCTTGAGACCAAAGAGGAAACGGACCAGAGATGTCA 

50 TCAATGAGGATGACCCAGAACCGGAGCCGGAGGATGAAGAAACAAGAAAGGCAAGAGAAAAAGAA 
AGGCGGAGGAGGCTGCGGAGAGGAGCGGAAGAAGAAGAAGAAATTGATGAAGAGGAATTAGAACG 
GTTAAAAGCACTGCTCGATGAGAATAGACAAATGATCGCTACTGTCAAATGTAAACCTTGGAAAA 
TGGAGAAGAAAATTGAAGTTCTCAAGGAAGCAAAGAAATTTGTGAGTGAGAATGAAGGCGCTCTT 
GGGAAAGGAAAGGGAAAGAAGTGGTTTGCATTTAAGATGATGATGGCCAAGAAATGGGCAAAATT 

55 CCTCCGAGATTTTGAGAACTTCAAAGCGGCTTGCGTCCCATGGGAAAACAAAATCAAGGCAATTG 
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AAAGTCAGTTTGGTTCCTCAGTGGCCTCGTACTTCCTGTTCCTCAGGTGGATGTACGGCGTCAAC 
ATGGTTCTCTTTGTGTTGACCTTCAGCCTCATCATGTTACCGGAGTACCTCTGGGGTTTACCGTA 
CGGCAGCTTACCTAGGAAAACAGTCCCAAGAGCTGAAGAAGCATCTGCAGCCAACTTTGGTGTGT 
TGTATGACTTCAATGGCCTGGCGCAGTACTCTGTCCTCTTTTATGGCTATTACGACAATAAACGC 

5 ACGATCGGATGGCTGAATTTCCGGCTACCTCTTTCCTACTTCCTGGTGGGGATTATGTGCATTGG 
ATACAGCTTCCTGGTTGTCCTCAAAGCGATGACCAAAAATATTGGTGACGATGGTGGTGGCGATG 
ACAACACTTTCAACTTCAGCTGGAAGGTGTTCTGTAGCTGGGACTATCTGATTGGTAACCCTGAA 
ACAGCCGACAACAAGTTTAACTCTATCACGATGAACTTTAAGGAAGCCATCATAGAAGAGAGAGC 
CGCACAGGTGGAGGAGAACATCCACCTCATCAGATTTCTGAGGTTTCTCGCTAACTTCTTCGTGT 

10 TCCTCACACTTGGTGCAAGTGGATACCTCATCTTTTGGGCTGTGAAGCGATCCCAGGAGTTCGCC 
CAGCAAGATCCTGACACCCTTGGGTGGTGGGAAAAAAATGAAATGAACATGGTAATGTCCCTCCT 
GGGGATGTTCTGTCCCACCCTGTTTGACTTATTTGCTGAACTGGAAGATTACCATCCTCTCATTG 
CTCTGAAGTGGCTCCTGGGGCGCATTTTTGCTCTTCTTCTAGGCAACTTGTATGTATTCATTCTC 
GCCTTGATGGATGAGATTAACAACAAGATTGAAGAGGAGAAGCTTGTGAAGGCCAATATTACCCT 

15 GTGGGAAGCCAACATGATTAAGGCTTACAATGAATCTCTCTCTGGGCTCTCTGGGAACACCACAG 
GAGCACCCTTTTTCGTTCATCCTGCAGATGTCCCTCGCGGTCCCTGCTGGGAAACAATGGTGGGG 
CAGGAATTCGTGCGTCTCACCGTTTCTGACGTCCTGACCACTTACGTCACGATCCTCATTGGCGA 
CTTCCTCAGAGCATGTTTCGTGAGGTTCTGCAATTACTGCTGGTGCTGGGACTTAGAATATGGAT 
ATCCTTCATACACAGAATTCGACATCAGTGGCAACGTCCTCGCTCTGATCTTCAACCAAGGCATG 

20 ATCTGGATGGGCTCCTTCTTCGCTCCTAGCCTCCCGGGCATCAACATCCTCCGTCTCCACACATC 
CATGTATTTCCAGTGCTGGGCTGTGATGTGCTGCAATGTTCCCGAGGCCAGGGTGTTCAAAGCTT 
CCAGATCCAACAACTTCTACCTCGGCATGCTGCTACTCATCCTCTTCCTGTCCACCATGCCGGTC 
CTGTACATGATCGTCTCCCTCCCGCCATCTTTTGATTGTGGGCCCTTCAGTGGTAAAAACAGGAT 
GTTTGAAGTCATCGGTGAGACCCTGGAACATGACTTCCCAAGCTGGATGGCGAAGATCCTGAGGC 

25 AGCTTTCTAACCCCGGCCTTGTCATTGCTGTCATTCTGGTGATGGTTCTGACCATCTATTATCTC 
AAT GCTACT GCCAAGGGCCAGAAAGCAGCGAAT CT GGACCT CAAAAAGAAGAT GAAACAGCAAGC 
TTTGGAGAACAAAATGCGAAACAAGAAAATGGCAGCGGCTCGAGCAGCTGCAGCTGCTGGTGGCC 
AGTAAGCGGCCGCTCGAGCCTAAGCTTCTAGAagatctacgggtggCatccctgtgacccctccc 
cagtgcctctcctggccctggaagttgccactccagtgcccaccagccttgtcctaataaaatta 

30 agttgcatcattttgtctgactaggtgtccttctataatattatggggtggaggggggtggtatg 
gagcaaggggcaagttgggaagacaacctgtagggcctgcggggtctattgggaaccaagctgga 
gtgcagtggcacaatcttggctcactgcaatctccgcctcctgggttcaagcgattctcctgcct 
cagcctcccgagttgttgggattccaggcatgcatgaccaggctcagctaatttttgtttttttg 
gtagagacggggtttcaccatattggccaggctggtctccaactcctaatctcaggtgatctacc 

35 caccttggcctcccaaattgctgggattacaggcgtgaaccactgctcccttccctgtccttctg 
attttgtaggtaaccacgtgcggaccgagcggccgcaggaacccctagtgatggagttggccact 
ccctctctgcgcgctcgctcgctcactgaggccgggcgaccaaaggtcgcccgacgcccgggctt 
tgcccgggcggcctcagtgagcgagcgagcgcgcagctgcctgcaggggcgcctgatgcggtatt 
ttctccttacgcatctgtgcggtatttcacaccgcatacgtcaaagcaaccatagtacgcgccct 

40 gtagcggcgcattaagcgcggcgggtgtggtggttacgcgcagcgtgaccgctacacttgccagc 
gccctagcgcccgctcctttcgctttcttcccttcctttctcgccacgttcgccggctttccccg 
tcaagctctaaatcgggggctccctttagggttccgatttagtgctttacggcacctcgacccca 
aaaaacttgatttgggtgatggttcacgtagtgggccatcgccctgatagacggtttttcgccct 
ttgacgttggagtccacgttctttaatagtggactcttgttccaaactggaacaacactcaaccc 

45 tatctcgggctattcttttgatttataagggattttgccgatttcggcctattggttaaaaaatg 
agctgatttaacaaaaatttaacgcgaattttaacaaaatattaacgtttacaattttatggtgc 
actctcagtacaatctgctctgatgccgcatagttaagccagccccgacacccgccaacacccgc 
tgacgcgccctgacgggcttgtctgctcccggcatccgcttacagacaagctgtgaccgtctccg 
ggagctgcatgtgtcagaggttttcaccgtcatcaccgaaacgcgcgagacgaaagggcctcgtg 

50 atacgcctatttttataggttaatgtcatgataataatggtttcttagacgtcaggtggcacttt 
tcggggaaatgtgcgcggaacccctatttgtttatttttctaaatacattcaaatatgtatccgc 
tcatgagacaataaccctgataaatgcttcaataatat tgaaaaaggaagagtatgagtattcaa 
catttccgtgtcgcccttattcccttttttgcggcattttgccttcctgtttttgctcacccaga 
aacgctggtgaaagtaaaagatgctgaagatcagttgggtgcacgagtgggttacatcgaactgg 

55 atctcaacagcggtaagatccttgagagttttcgccccgaagaacgttttccaatgatgagcact 
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tttaaagttctgctatgtggcgcggtattatcccgtattgacgccgggcaagagcaactcggtcg 
ccgcatacactattctcagaatgacttggttgagtactcaccagtcacagaaaagcatcttacgg 
atggcatgacagtaagagaattatgcagtgctgccataaccatgagtgataacactgcggccaac 
ttacttctgacaacgatcggaggaccgaaggagctaaccgcttttttgcacaacatgggggatca 

5 tgtaactcgccttgatcgttgggaaccggagctgaatgaagccataccaaacgacgagcgtgaca 
ccacgatgcctgtagcaatggcaacaacgttgcgcaaactattaactggcgaactacttactcta 
gcttcccggcaacaattaatagactggatggaggcggataaagttgcaggaccacttctgcgctc 
ggcccttccggctggctggtttattgctgataaatctggagccggtgagcgtgggtctcgcggta 
tcattgcagcactggggccagatggtaagccctcccgtatcgtagttatctacacgacggggagt 

10 caggcaactatggatgaacgaaatagacagatcgctgagataggtgcctcactgattaagcattg 
gtaactgtcagaccaagtttactcatatatactttagattgatttaaaacttcatttttaattta 
aaaggatctaggtgaagatcctttttgataatctcatgaccaaaatcccttaacgtgagttttcg 
ttccactgagcgtcagaccccgtagaaaagatcaaaggatcttcttgagatcctttttttctgcg 
cgtaatctgctgcttgcaaacaaaaaaaccaccgctaccagcggtggtttgtttgccggatcaag 

15 agctaccaactctttttccgaaggtaactggcttcagcagagcgcagataccaaatactgtcctt 
ctagtgtagccgtagttaggccaccacttcaagaactctgtagcaccgcctacatacctcgctct 
gctaatcctgttaccagtggctgctgccagtggcgataagtcgtgtcttaccgggttggactcaa 
gacgatagttaccggataaggcgcagcggtcgggctgaacggggggttcgtgcacacagcccagc 
ttggagcgaacgacctacaccgaactgagatacctacagcgtgagctatgagaaagcgccacgct 

20 tcccgaagggagaaaggcggacaggtatccggtaagcggcagggtcggaacaggagagcgcacga 
gggagcttccagggggaaacgcctggtatctttatagtcctgtcgggtttcgccacctctgactt 
gagcgtcgatttttgtgatgctcgtcaggggggcggagcctatggaaaaacgccagcaacgcggc 
ctttttacggttcctggccttttgctggccttttgctcacatgt 

25 
pAAV-Pmyo6-TMC1ex1 	(SEQ ID NO:7) 
L-ITR: 	1-141 
myo6 promoter: 	155-1,396 
TMC1ex2: 	1,425-4,439 

30 hGH polyA signal: 	4,474-4,954 
R-ITR: 	4,991-5,131 

cctgcaggcagctgcgcgctcgctcgctcactgaggccgcccgggcaaagcccgggcgtcgggcg 
acctttggtcgcccggcctcagtgagcgagcgagcgcgcagagagggagtggccaactccatcac 

35 taggggttcctgcggccgcacgcgTGCAAGAACCCTCACTGGCTGAACTATCTTGCCAGCCCCTT 
ATTTTGTTTTCATATTAACCTCTTTTTTCTAGTAAAGGAGATGTTTGCTCTCAAATTTGCATAGG 
AATGTAATATTTAATTTAAAAAGATGACCCACATATGACCTTATAAGGACAGTAAAATTAAACAA 
CCGGAAAGATAAAGCGGGCCAGTTGGCTCAGTTCTATAAAACCAGCCCACAAGGATTGTCACTAT 
TCTTAGGCTTGCGCGGGCTACATGATGAGTTCCAGGACTGCCTGGTTACAGACCGAGACTCTCTC 

40 AAGAGTCCAGATAAACAACAACAAAGGGGGCGAGGTGGAAATACAGGGGCTGTAAGAAGTAAATA 
TGATATCTGCATGGGAGGCTAGCCAGAGAAGAAAAAATTTTCTTCCGTGGTTCAATCCTCCAAGG 
GCTGAACAGGAAGTTGACGCAGGCAGGTGAGGAGCACGAGCCTAGATGGGCTGCGGTGCCACCCT 
TAATCCCCACAAGCGAGTTCCTCCGCAATTCGCCTGTCCCACTCTCAACTTTTCTTCAACTGACT 
CTTTGCTGTGGTCCCTCGCTGTGGCAGTGGAAACAACTACCACTGCGAGGTAGGGAATGTCATGA 

45 GGGGCTACCTGCAGCCCTTGGCTTGCAGGGATGCAGGGATGCGGTCGGAACCTGAGGCCCCGCCC 
TTCTCTTGCCCCACGCCATTAGGCCACGCCCCTACCCAGCACTCCTTCAACCACCCCCTTCCCCG 
GCGCCTCATGAGGTCCCGCCCCTCTCAACCCTAGCTCTTGAGGCCTCCCCTTCACAGCCGCCCCG 
GCGTTCCTTGACTTGAGGCCACGTCCCTCTGCTCCTTCATTCCCAAGACCCTACGCTTTGCGAGT 
CCTCCCTGTCCTGCTGCCTAGGACCCCGCCCCTCTCAGCCCTTCTGCCCCAAGACCCCGCCCCTT 

50 AGGCTGTTCCCGCCCACTGGCCAATGAAGACCCGCCCTTTCTTTAGCCGCCCCGCCCCGGTCCCA 
CAAAATCCCGCCTCCGGCCCCGCCTCCCGCCCCCTTGGGCGCTCCGTAGCAGTGACGTGCGCAGG 
CTGGGCACTCTGCAGGGCTCTCTGGCCGGCGGGTGGAGACCGATCCGGGATCTGTCCCAGCAGGA 
AGCGTATCCCGGCCGCCGTCGTGCTGTCGTCTCCGGTGCTCGCTCTCGGCCGCGGTGTCGCGCTT 
GCCCTTCGCGCCCGCAGCCCGGCAGCCTCTCgagCTCAAGCTTCGAATTCgtcgacaggATGTTG 

55 CAAATCCAAGTGGAGGAGAAAGAAGAGGATACAGAGGAAAGCTCAAGTGAAGAAGAAGAAGATAA 
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GCTAC CCAGAAGAGAGAGCT T GAGACCAAAGAGGAAACGGACCAGAGAT G T CAT CAAT GAGGATG 
ACCCAGAACCGGAGCCGGAGGATGAAGAAACAAGAAAGGCAAGAGAAAAAGAAAGGCGGAGGAGG 
CTGCGGAGAGGAGCGGAAGAAGAAGAAGAAATTGATGAAGAGGAATTAGAACGGTTAAAAGCACT 
GCTCGATGAGAATAGACAAATGATCGCTACTGTCAAATGTAAACCTTGGAAAATGGAGAAGAAAA 

5 TTGAAGTTCTCAAGGAAGCAAAGAAATTTGTGAGTGAGAATGAAGGCGCTCTTGGGAAAGGAAAG 
GGAAAGAAGTGGTTTGCATTTAAGATGATGATGGCCAAGAAATGGGCAAAATTCCTCCGAGATTT 
TGAGAACTTCAAAGCGGCTTGCGTCCCATGGGAAAACAAAATCAAGGCAATTGAAAGTCAGTTTG 
GTTCCTCAGTGGCCTCGTACTTCCTGTTCCTCAGGTGGATGTACGGCGTCAACATGGTTCTCTTT 
GTGTTGACCTTCAGCCTCATCATGTTACCGGAGTACCTCTGGGGTTTACCGTACGGCAGCTTACC 

10 TAGGAAAACAGTCCCAAGAGCTGAAGAAGCATCTGCAGCCAACTT TGGTGTGTTGTATGACTTCA 
ATGGCCTGGCGCAGTACTCTGTCCTCTTTTATGGCTATTACGACAATAAACGCACGATCGGATGG 
CTGAATTTCCGGCTACCTCTTTCCTACTTCCTGGTGGGGATTATGTGCATTGGATACAGCTTCCT 
GGTTGTCCTCAAAGCGATGACCAAAAATATTGGTGACGATGGTGGTGGCGATGACAACACTTTCA 
ACTTCAGCTGGAAGGTGTTCTGTAGCTGGGACTATCTGATTGGTAACCCTGAAACAGCCGACAAC 

15 AAGTTTAACTCTATCACGATGAACTTTAAGGAAGCCATCATAGAAGAGAGAGCCGCACAGGTGGA 
GGAGAACATCCACCTCATCAGATTTCTGAGGTTTCTCGCTAACTTCTTCGTGTTCCTCACACTTG 
GTGCAAGTGGATACCTCATCTTTTGGGCTGTGAAGCGATCCCAGGAGTTCGCCCAGCAAGATCCT 
GACACCCTTGGGTGGTGGGAAAAAAATGAAATGAACATGGTAATGTCCCTCCTGGGGATGTTCTG 
TCCCACCCTGTTTGACTTATTTGCTGAACTGGAAGATTACCATCCTCTCATTGCTCTGAAGTGGC 

20 TCCTGGGGCGCATTTTTGCTCTTCTTCTAGGCAACTTGTATGTATTCATTCTCGCCTTGATGGAT 
GAGATTAACAACAAGATTGAAGAGGAGAAGCTTGTGAAGGCCAATATTACCCTGTGGGAAGCCAA 
CATGATTAAGGCTTACAATGAATCTCTCTCTGGGCTCTCTGGGAACACCACAGGAGCACCCTTTT 
TCGTTCATCC.TGCAGATCTCCCTCGCGGTCCCTGCTGGGAAACAATGGTGGGGCAGGAATTCGTG 
CGTCTCACCGTTTCTGACGTCCTGACCACTTACGTCACGATCCTCATTGGCGACTTCCTCAGAGC 

25 ATGTTTCGTGAGGTTCTGCAATTACTGCTGGTGCTGGGACTTAGAATATGGATATCCTTCATACA 
CAGAATTCGACATCAGTGGCAACGTCCTCGCTCTGATCTTCAACCAAGGCATGATCTGGATGGGC 
TCCTTCTTCGCTCCTAGCCTCCCGGGCATCAACATCCTCCGTCTCCACACATCCATGTATTTCCA 
GTGCTGGGCTGTGATGTGCTGCAATGTTCCCGAGGCCAGGGTGTTCAAAGCTTCCAGATCCAACA 
ACTTCTACCTCGGCATGCTGCTACTCATCCTCTTCCTGTCCACCATGCCGGTCCTGTACATGATC 

30 GTCTCCCTCCCGCCATCTTTTGATTGTGGGCCCTTCAGTGGTAAAAACAGGATGTTTGAAGTCAT 
CGGTGAGACCCTGGAACATGACTTCCCAAGCTGGATGGCGAAGATCCTGAGGCAGCTTTCTAACC 
CCGGCCTTGTCATTGCTGTCATTCTGGTGATGGTTCTGACCATCTATTATCTCAATGCTACTGCC 
AAGGGCCAGAAAGCAGCGAATCTGGACCTCAAAAAGAAGATGAAACAGCAAGCTTTGGAGAACAA 
AATGCGAAACAAGAAAATGGCAGCGGCTCGAGCAGCTGCAGCTGCTGGTGGCCAGTGGATCCACC 

35 GGCCGGTCGCCACCATGGTGAGCAAGGGCGAGGAGCTGTTCACCGGGGTGGTGCCCATCCTGGTC 
GAGCTGGACGGCGACGTAAACGGCCACAAGTTCAGCGTGTCCGGCGAGGGCGAGGGCGATGCCAC 
CTACGGCAAGCTGACCCTGAAGTTCATCTGCACCACCGGCAAGCTGCCCGTGCCCTGGCCCACCC 
TCGTGACCACCCTGACCTACGGCGTGCAGTGCTTCAGCCGCTACCCCGACCACATGAAGCAGCAC 
GACTTCTTCAAGTCCGCCATGCCCGAAGGCTACGTCCAGGAGCGCACCATCTTCTTCAAGGACGA 

40 CGGCAACTACAAGACCCGCGCCGAGGTGAAGTTCGAGGGCGACACCCTGGTGAACCGCATCGAGC 
TGAAGGGCATCGACTTCAAGGAGGACGGCAACATCCTGGGGCACAAGCTGGAGTACAACTACAAC 
AGCCACAACGTCTATATCATGGCCGACAAGCAGAAGAACGGCATCAAGGTGAACTTCAAGATCCG 
CCACAACATCGAGGACGGCAGCGTGCAGCTCGCCGACCACTACCAGCAGAACACCCCCATCGGCG 
ACGGCCCCGTGCTGCTGCCCGACAACCACTACCTGAGCACCCAGTCCGCCCTGAGCAAAGACCCC 

45 AACGAGAAGCGCGATCACATGGTCCTGCTGGAGTTCGTGACCGCCGCCGGGATCACTCTCGGCAT 
GGACGAGCTGTACAAGTAAGCGGCCGCTCGAGCCTAAGCTTCTAGAagat ctacgggtggcat cc 
ctgtgacccctccccagtgcctctcctggccctggaagttgccactccagtgcccaccagccttg 
tcctaataaaattaagttgcatcattttgtctgactaggtgtccttctataatattatggggtgg 
aggggggtggtatggagcaaggggcaagttgggaagacaacctgtagggcctgcggggtctattg 

50 ggaaccaagctggagtgcagtggcacaatcttggctcactgcaatctccgcctcctgggttcaag 
cgattctcctgcctcagcctcccgagttgttgggattccaggcatgcatgaccaggctcagctaa 
tttttgtttttttggtagagacggggtttcaccatattggccaggctggtctccaactcctaatc 
tcaggtgatctacccaccttggcctcccaaattgctgggattacaggcgtgaaccactgctccct 
tccctgtccttctgattttgtaggtaaccacgtgcggaccgagcggccgcaggaacccctagtga 

55 tggagttggccactccctctctgcgcgctcgctcgctcactgaggccgggcgaccaaaggtcgcc 
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cgacgcccgggctttgcccgggcggcctcagtgagcgagcgagcgcgcagctgcctgcaggggcg 
cctgatgcggtattttctccttacgcatctgtgcggtatttcacaccgcatacgtcaaagcaacc 
atagtacgcgccctgtagcggcgcattaagcgcggcgggtgtggtggttacgcgcagcgtgaccg 
ctacacttgccagcgccctagcgcccgctcctttcgctttcttcccttcctttctcgccacgttc 

5 gccggctttccccgtcaagctctaaatcgggggctccctttagggttccgatttagtgctttacg 
gcacctcgaccccaaaaaacttgatttgggtgatggttcacgtagtgggccatcgccctgataga 
cggtttttcgccctttgacgttggagtccacgttctttaatagtggactcttgttccaaactgga 
acaacactcaaccctatctcgggctattcttttgatttataagggattttgccgatttcggccta 
ttggttaaaaaatgagctgatttaacaaaaatttaacgcgaattttaacaaaatattaacgttta 

10 caattttatggtgcactctcagtacaatctgctctgatgccgcatagttaagccagccccgacac 
ccgccaacacccgctgacgcgccctgacgggcttgtctgctcccggcatccgcttacagacaagc 
tgtgaccgtctccgggagctgcatgtgtcagaggttttcaccgtcatcaccgaaacgcgcgagac 
gaaagggcctcgtgatacgcctatttttataggttaatgtcatgataataatggtttcttagacg 
tcaggtggcacttttcggggaaatgtgcgcggaacccctatttgtttatttttctaaatacattc 

15 aaatatgtatccgctcatgagacaataaccctgataaatgcttcaataatattgaaaaaggaaga 
gtatgagtattcaacatttccgtgtcgcccttattcccttttttgcggcattttgccttcctgtt 
tttgctcacccagaaacgctggtgaaagtaaaagatgctgaagatcagttgggtgcacgagtggg 
ttacatcgaactggatctcaacagcggtaagatccttgagagttttcgccccgaagaacgttttc 
caatgatgagcacttttaaagttctgctatgtggcgcggtattatcccgtattgacgccgggcaa 

20 gagcaactcggtcgccgcatacactattctcagaatgacttggttgagtactcaccagtcacaga 
aaagcatcttacggatggcatgacagtaagagaattatgcagtgctgccataaccatgagtgata 
acactgcggccaacttacttctgacaacgatcggaggaccgaaggagctaaccgcttttttgcac 
aacatgggggatcatgtaactcgccttgatcgttgggaaccggagctgaatgaagccataccaaa 
cgacgagcgtgacaccacgatgcctgtagcaatggcaacaacgttgcgcaaactattaactggcg 

25 aactacttactctagcttcccggcaacaattaatagactggatggaggcggataaagttgcagga 
ccacttctgcgctcggcccttccggctggctggtttattgctgataaatctggagccggtgagcg 
tgggtctcgcggtatcattgcagcactggggccagatggtaagccctcccgtatcgtagttatct 
acacgacggggagtcaggcaactatggatgaacgaaatagacagatcgctgagataggtgcctca 
ctgattaagcattggtaactgtcagaccaagtttactcatatatactttagattgatttaaaact 

30 tcatttttaatttaaaaggatctaggtgaagatcctttttgataatctcatgaccaaaatccctt 
aacgtgagttttcgttccactgagcgtcagaccccgtagaaaagatcaaaggatcttcttgagat 
cctttttttctgcgcgtaatctgctgcttgcaaacaaaaaaaccaccgctaccagcggtggtttg 
tttgccggatcaagagctaccaactctttttccgaaggtaactggcttcagcagagcgcagatac 
caaatactgtccttctagtgtagccgtagttaggccaccacttcaagaactctgtagcaccgcct 

35 acatacctcgctctgctaatcctgttaccagtggctgctgccagtggcgataagtcgtgtcttac 
cgggttggactcaagacgatagttaccggataaggcgcagcggtcgggctgaacggggggttcgt 
gcacacagcccagcttggagcgaacgacctacaccgaactgagatacctacagcgtgagctatga 
gaaagcgccacgcttcccgaagggagaaaggcggacaggtatccggtaagcggcagggtcggaac 
aggagagcgcacgagggagcttccagggggaaacgcctggtatctttatagtcctgtcgggtttc 

40 gccacctctgacttgagcgtcgatttttgtgatgctcgtcaggggggcggagcctatggaaaaac 
gccagcaacgcggcctttttacggttcctggccttttgctggccttttgctcacatgt 

pAAV-Pmyo6-TMC2 	(SEQ ID NO:8) 
45 L-ITR: 	1-141 

myo6 promoter: 	155-1,396 
TMC2: 	1,425-4,091 
hGH polyA signal: 	4,126-4,606 
R-ITR: 	4,643-4,783 

50 
cctgcaggcagctgcgcgctcgctcgctcactgaggccgcccgggcaaagcccgggcgtcgggcg 
acctttggtcgcccggcctcagtgagcgagcgagcgcgcagagagggagtggccaactccatcac 
taggggttcctgcggccgcacgcgTGCAAGAACCCTCACTGGCTGAACTATCTTGCCAGCCCCTT 
ATTTTGTTTTCATATTAACCTCTTTTTTCTAGTAAAGGAGATGTTTGCTCTCAAATTTGCATAGG 

55 AATGTAATATTTAATTTAAAAAGATGACCCACATATGACCTTATAAGGACAGTAAAATTAAACAA 
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CCGGAAAGATAAAGCGGGCCAGTTGGCTCAGTTCTATAAAACCAGCCCACAAGGATTGTCACTAT 
TCTTAGGCTTGCGCGGGCTACATGATGAGTTCCAGGACTGCCTGGTTACAGACCGAGACTCTCTC 
AAGAGTCCAGATAAACAACAACAAAGGGGGCGAGGTGGAAATACAGGGGCTGTAAGAAGTAAATA 
TGATATCTGCATGGGAGGCTAGCCAGAGAAGAAAAAATTTTCTTCCGTGGTTCAATCCTCCAAGG 

5 GCTGAACAGGAAGTTGACGCAGGCAGGTGAGGAGCACGAGCCTAGATGGGCTGCGGTGCCACCCT 
TAATCCCCACAAGCGAGTTCCTCCGCAATTCGCCTGTCCCACTCTCAACTTTTCTTCAACTGACT 
CTTTGCTGTGGTCCCTCGCTGTGGCAGTGGAAACAACTACCACTGCGAGGTAGGGAATGTCATGA 
GGGGCTACCTGCAGCCCTTGGCTTGCAGGGATGCAGGGATGCGGTCGGAACCTGAGGCCCCGCCC 
TTCTCTTGCCCCACGCCATTAGGCCACGCCCCTACCCAGCACTCCTTCAACCACCCCCTTCCCCG 

10 GCGCCTCATGAGGTCCCGCCCCTCTCAACCCTAGCTCTTGAGGCCTCCCCTTCACAGCCGCCCCG 
GCGTTCCTTGACTTGAGGCCACGTCCCTCTGCTCCTTCATTCCCAAGACCCTACGCTTTGCGAGT 
CCTCCCTGTCCTGCTGCCTAGGACCCCGCCCCTCTCAGCCCTTCTGCCCCAAGACCCCGCCCCTT 
AGGCTGTTCCCGCCCACTGGCCAATGAAGACCCGCCCTTTCTTTAGCCGCCCCGCCCCGGTCCCA 
CAAAATCCCGCCTCCGGCCCCGCCTCCCGCCCCCTTGGGCGCTCCGTAGCAGTGACGTGCGCAGG 

15 CTGGGCACTCTGCAGGGCTCTCTGGCCGGCGGGTGGAGACCGATCCGGGATCTGTCCCAGCAGGA 
AGCGTATCCCGGCCGCCGTCGTGCTGTCGTCTCCGGTGCTCGCTCTCGGCCGCGGTGTCGCGCTT 
GCCCTTCGCGCCCGCAGCCCGGCAGCCTCTCgagCTCAAGCTTCGAATTCgt cgacaggATGAGC 
CCCCAGT TAAAGAGCTT GGACGAGGAAGGTGACAAGTCAGCAAGAAGACCCACAAGGAAACAAAC 
CTCCAGAGCTGCATGTCCCCAAGACGGGCACCGAGCCCAATCTAGCCGGAAGGATCCTGCTAAGG 

20 GTAGCCCAAGACCAGGGTCTTCCCGGAAGAAACAGATGGAACATGGAAGCTATCACAAGGGGTTG 
CAGGGACAGAAACCACGAAAGGTGGAGAGGTCTCTACAAGGGAGGAAGAAGGATCGGAGAACTTC 
CCTTAAGGAGCAGAGAGCATCTCCAAAGAAGGAGAGGGAGGCTCTGAGGAAGGAGGCAGGCAAGC 
AGCTGAGAAAACCCAGGTCCACTTCCTTGGUCTCCAGTGTCTCTACTGGAGACTCCCTGTCTGAG 
GAGGAGCTGGCTCAGATCCTGGAACAGGTAGAAGAAAAAAAGAAGCTCATCACTACCGTGAGGAA 

25 CAAACCCTGGCCCATGGCAAAGAAGCTGAGGGAACTCAGGGAAGCCCAAGCCTTTGTGGAGAAGT 
ATGAAGGAGCCTTGGGGAAAGGCAAGGGCAAACACCTCTACGCCTACAGGATGATGATGGCTAAG 
AAATGGGTCAAGTTTAAGAGGGACTTTGATAATTTCAAGACTCAATGTATTCCCTGGGAAATGAA 
GATCAAGGACATTGAAAGTCACTTCGGTTCTTCTGTGGCATCTTACTTCATCTTTCTCCGATGGA 
TGTATGGAGTTAACCTTGTCCTTTTTGGCTTaATATTTGGTCTAGTCATCATCCCAGAGGTGCTG 

30 ATGGGCATGCCCTATGGAAGTATACCCAGAAAGACGGTGCCTCGGGCTGAGGAAGAGCGAGCCAT 
GGACTTCTCTGTCCTTTGGGATTTTGAGGGCTACATCAAATATTCTGCTCTCTTCTATGGCTACT 
ACAACAACCAGCGGACCATTGGATGGCTGAGGTACAGGCTGCCCATGGCTTACTTTATGGTGGGG 
GTCAGCGTGTTTGGCTACAGCTTGATGATCGTCATTAGGTCGATGGCCAGCAATACCCAGGGTAG 
CACCAGTGAGGGGGACAGTGACAGCTTCACGTTCAGCTTCAAGATGTTCACCAGCTGGGACTACC 

35 TCATCGGGAATTCAGAGACAGCAGACAACAAATATGTCTCCATCACTACCAGCTTCAAGGAGTCT 
ATAGTGGACGAACAAGAGAGTAACAAAGAAGGGAATATCCACCTGACAAGATTCCTCCGCGTCCT 
GGCCAACTTTCTCATTCTCTGCTGTCTGTGTGGAAGCGGGTACCTCATTTACTTTGTGGTGAAAC 
GGTCCCAGGAGTTCTCCAAAATGCAAAATGTCAGCTGGTATGAAAGGAATGAGGTGGAGATCGTG 
ATGTCTCTGCTAGGGATGTTTTGTCCCCCTCTGTTTGAAACCATCGCTGCCTTGGAGAATTATCA 

40 CCCACGAACTGGGCTGAAGTGGCAGCTGGGCCGCATCTTTGCCCTTTTCCTGGGAAACCTCTACA 
CGTTTCTCCTGGCCCTCATGGACGATGTCCACCTTAAGCTTTCTAATGAGGAAAAAATCAAGAAC 
ATCACTCACTGGACCCTGTTTAACTATTACAATTCCTCAGGTGGGAATGAGAGTGTGCCCCGGCC 
ACCACCACACCCTGCAGATGTGCCCAGAGGTTCTTGCTGGGAGACAGCTGTGGGCATTGAGTTTA 
TGAGGCTCACCGTGTCTGACATGCTGGTAACATACCTCACCATCTTGGTCGGAGATTTCCTCCGA 

45 GCTTGTTTTGTCCGGTTCATGAATCACTGCTGGTGTTGGGACCTCGAGGCTGGTTTTCCCTCATA 
TGCCGAGTTTGATATTAGTGGAAATGTGTTGGGTTTGATCTTCAACCAAGGAATGATCTGGATGG 
GCTCCTTCTATGCTCCAGGACTGGTGGGCATCAATGTCCTGCGCCTGTTGACCTCCATGTACTTC 
CAGTGCTGGGCAGTGATGAGCAGCAACGTTCCCCATGAGCGTGTGTTTAAAGCCTCCCGATCCAA 
CAACTTCTACATGGGCCTGCTGCTGTTGGTGCTCTTCCTCAGCCTCCTGCCTGTGGCCTACACTG 

50 TCATGTCTCTCCCACCCTCGTTTGACTGTGGCCCCTTCAGTGGGAAAAACAGAATGTACGATGTC 
CTCCATGAGACCATCGAGAACGATTTCCCTAAGTTCCTGGGCAAGATCTTTGCGTTCCTTGCCAA 
CCCAGGCCTGATCATTCCAGCCATCCTGCTAATGTTTCTGGCCATTTACTACCTGAACTCAGTTT 
CAAAAAGTCTTTCCAGAGCTAATGCCCAGCTGCGAAAGAAGATCCAAGCGCTCCGTGAAGTTGAG 
AAGAACCATAAATCCATCAAGGGAAAAGCCATAGTCACATATTCAGAGGACACAATCAAGAACAG 

55 CTCCAAAAATGCCACCCAGATACATCTTACTAAAGAAGAGCCCACATCTCACTCTTCCAGCCAAA 

75 



F&R Ref No.: 00633-0203 WO1 

TCCAGACCCTGGACAAGAAAGCGCAGGGCCCCCACACCTCCAGTACTGAGGGTGGGGCCTCGCCG 
TCTACCTCCTGGCACCATGTTGGGTCTCAACCACCGAGAGGCAGACGAGATTCTGGCCAACCCCA 
GTCTCAGACTTATACAGGCAGGTCACCTTCTGGAAAGAGAACCCAGAGGCCTCACAACTGAGCGG 
CCGCTCGAGCCTAAGCTTCTAGAagatctacgggtggcatccctgtgacccctccccagtgcctc 

5 tcctggccctggaagttgccaCtccagtgcccaccagccttgtcctaataaaattaagttgcatc 
attttgtctgactaggtgtccttctataatattatggggtggaggggggtggtatggagcaaggg 
gcaagttgggaagacaacctgtagggcctgcggggtctattgggaaccaagctggagtgcagtgg 
cacaatcttggctcactgcaatctccgcctcctgggttcaagcgattctcctgcctcagcctccc 
gagttgttgggattccaggcatgcatgaccaggctcagctaatttttgtttttttggtagagacg 

10 gggtttcaccatattggccaggctggtctccaactcctaatctcaggtgatctacccaccttggc 
ctcccaaattgctgggattacaggcgtgaaccactgctcccttccctgtccttctgattttgtag 
gtaaccacgtgcggaccgagcggccgcaggaacccctagtgatggagttggccactccctctctg 
cgcgctcgctcgctcactgaggccgggcgaccaaaggtcgcccgacgcccgggctttgcccgggc 
ggcctcagtgagcgagcgagcgcgcagctgcctgcaggggcgcctgatgcggtattttctcctta 

15 cgcatctgtgcggtatttcacaccgcatacgtcaaagcaaccatagtacgcgccctgtagcggcg 
cattaagcgcggcgggtgtggtggttacgcgcagcgtgaccgctacacttgccagcgccctagcg 
cccgctcctttcgctttcttcccttcctttctcgccacgttcgccggctttccccgtcaagctct 
aaatcgggggctccctttagggttccgatttagtgctttacggcacctcgaccccaaaaaacttg 
atttgggtgatggttcacgtagtgggccatcgccctgatagacggtttttcgccctttgacgttg 

20 gagtccacgttctttaatagtggactcttgttccaaactggaacaacactcaaccctatctcggg 
ctattcttttgatttataagggattttgccgatttcggcctattggttaaaaaatgagctgattt 
aacaaaaatttaacgcgaattttaacaaaatattaacgtttacaattttatggtgcactctcag L 
acaatctgctctgatgccgcatagttaagccagccccgacacccgccaacacccgctgacgcgcc 
ctgacgggcttgtctgctcccggcatccgcttacagacaagctgtgaccgtctccgggagctgca 

25 tgtgtcagaggttttcaccgtcatcaccgaaacgcgcgagacgaaagggcctcgtgatacgccta 
tttttataggttaatgtcatgataataatggtttcttagacgtcaggtggcacttttcggggaaa 
tgtgcgcggaacccctatttgtttatttttctaaatacattcaaatatgtatccgctcatgagac 
aataaccctgataaatgcttcaataatattgaaaaaggaagagtatgagtattcaacatttccgt 
gtcgcccttattcccttttttgcggcattttgccttcctgtttttgctcacccagaaacgctggt 

30 gaaagtaaaagatgctgaagatcagttgggtgcacgagtgggttacatcgaactggatctcaaca 
gcggtaagatccttgagagttttcgccccgaagaacgttttccaatgatgagcacttttaaagtt 
ctgctatgtggcgcggtattatcccgtattgacgccgggcaagagcaactcggtcgccgcataca 
ctattctcagaatgacttggttgagtactcaccagtcacagaaaagcatcttacggatggcatga 
cagtaagagaattatgcagtgctgccataaccatgagtgataacactgcggccaacttacttctg 

35 acaacgatcggaggaccgaaggagctaaccgcttttttgcacaacatgggggatcatgtaactcg 
ccttgatcgttgggaaccggagctgaatgaagccataccaaacgacgagcgtgacaccacgatgc 
ctgtagcaatggcaacaacgttgcgcaaactattaactggcgaactacttactctagcttcccgg 
caacaattaatagactggatggaggcggataaagttgcaggaccacttctgcgctcggcccttcc 
ggctggctggtttattgctgataaatctggagccggtgagcgtgggtctcgcggtatcattgcag 

40 cactggggccagatggtaagccctcccgtatcgtagttatctacacgacggggagtcaggcaact 
atggatgaacgaaatagacagatcgctgagataggtgcctcactgattaagcattggtaactgtc 
agaccaagtttactcatatatactttagattgatttaaaacttcatttttaatttaaaaggatct 
aggtgaagatcctttttgataatctcatgaccaaaatcccttaacgtgagttttcgttccactga 
gcgtcagaccccgtagaaaagatcaaaggatcttcttgagatcctttttttctgcgcgtaatctg 

45 ctgcttgcaaacaaaaaaaccaccgctaccagcggtggtttgtttgccggatcaagagctaccaa 
ctctttttccgaaggtaactggcttcagcagagcgcagataccaaatactgtccttctagtgtag 
ccgtagttaggccaccacttcaagaactctgtagcaccgcctacatacctcgctctgctaatcct 
gttaccagtggctgctgccagtggcgataagtcgtgtcttaccgggttggactcaagacgatagt 
taccggataaggcgcagcggtcgggctgaacggggggttcgtgcacacagcccagcttggagcga 

50 acgacctacaccgaactgagatacctacagcgtgagctatgagaaagcgccacgcttcccgaagg 
gagaaaggcggacaggtatccggtaagcggcagggtcggaacaggagagcgcacgagggagcttc 
cagggggaaacgcctggtatctttatagtcctgtcgggtttcgccacctctgacttgagcgtcga 
tttttgtgatgctcgtcaggggggcggagcctatggaaaaacgccagcaacgcggcctttttacg 
gttcctggccttttgctggccttttgctcacatgt 
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