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FIGURE 2A

WT FXN (SEQ ID NO:19)
TAGAAGACCGGTCGCCACCatgtggactctecgggecgeccgegcagtageecggectectggegt
cacccagcccagcccaggeccagaccctcaceccgggtcecececgeggecggecagagttggeccecea
ctctgcggccecgeccgtggectgegecaccgacatcgatgecgacctgcacgeccecgecgegecaag
ttcgaaccaacgtggcctcaaccagatttggaatgtcaaaaagcagagtgtctatttgatga
atttgaggaaatctggaactttgggccacccaggctctctagatgagaccacctatgaaaga
ctagcagaggaaacgctggactctttagcagagttttttgaagaccttgcagacaageccata
cacgtttgaggactatgatgtctcctttgggagtggtgtcttaactgtcaaactgggtggag
atctaggaacctatgtgatcaacaagcagacgccaaacaagcaaatctggctatcttcteca
tccagtggacctaagcgttatgactggactgggaaaaactgggtgtactcccacgacggegt
gtccctccatgagcectgectggeccgcagagectcactaaagecttaaaaaccaaactggacttgt
cttccttggectattcececggaaaagatgecttgaCGAGCGGCCGCTCCTAGGAGCAGTATCGAT
CCCAGCCCACTTTTCCCCAATACGACTAGTACTCGACTGTGCCTTCTAGTTGCCAGCCATCT
GTTGTTTGCCCCTCCCCCGTGCCTTCCTTGACCCTGGAAGGTGCCACTCCCACTGTCCTTTC
CTAATAAAATGAGGAAATTGCATCGCATTGTCTGAGTAGGTGTCATTCTATTCTGGGGGGTG
GGGTGGGGCAGGACAGCAAGGGGGAGGATTGGGAAGACAACAGCAGGCATGCTGGGGATGCG
GTGGGCTCTATGGCTTCTGAGGCGGAAAGAACCAGCTTTGGACGCGTCTTAAG

FIGURE 2B

IDT1 codon optimized FXN (SEQ ID NO:20)
TAGAAGACCGGTCGCCACCatgtggactctgggtaggcgagecggtggeccggectgttggeat
ctcctagtcecctgcacaagctcaaacgctgactagagtececteggecagcagaactggegeca
ctttgcggccggecgeggtettegecactgatattgatgeccacttgcacaccececggegegecte
cagtaatcagcggggacttaatcaaatttggaatgtgaagaagcagtctgtgtatcttatga
atctgcggaagagcgggaccctgggceccaccctggtagecttgatgaaaccacctatgagege
ctggccgaagagacactggacagtcttgecgagttttttgaggatctggeccgacaaacctta
tacttttgaggactatgacgtgtcctttggatctggtgtattgaccgtaaaactecgggggag
accttgggacgtatgtaataaataagcagaccccaaacaagcagatctggctcagetctcecea
agtagtggtcctaagagatatgattggacgggcaagaactgggtctattcccatgatggegt
ctctttgcatgaactccttgcagcagagctgaccaaggecttgaagaccaaattggatctea
gcagcctcecgectatagtggcaaagatgecatagCGAGCGGCCGCTCCTAGGAGCAGTATCGAT
CCCAGCCCACTTTTCCCCAATACGACTAGTACTCGACTGTGCCTTCTAGTTGCCAGCCATCT
GTTGTTTGCCCCTCCCCCGTGCCTTCCTTGACCCTGGAAGGTGCCACTCCCACTGTCCTTTC
CTAATAAAATGAGGAAATTGCATCGCATTGTCTGAGTAGGTGTCATTCTATTCTGGGGGGTG
GGGTGGGGCAGGACAGCAAGGGGGAGGATTGGGAAGACAACAGCAGGCATGCTGGGGATGCG
GTGGGCTCTATGGCTTCTGAGGCGGAAAGAACCAGCTTTGGACGCGTCTTAAG
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FIGURE 2C

IDT3 - low expresser (SEQ ID NO:21)
TAGAAGACCGGTCGCCACCatgtggacactgggaaggcgcgccgtggecggtetgttggeat
caccatccccagcecccaggctcagacactcacccgagtecceccaagacccgcagagetggecect
ctgtgcgggcgccgaggcecttegcaccgatatcgatgectacatgcacgecacgcagagcetag
ctcaaatcagaggggactcaaccagatatggaatgtcaagaagcaaagcgtgtatctcatga
acctccggaaaagcggcaccctgggacatcececgggtetectegacgagaccacttatgaaaga
ctggcagaggagactcttgacagtctggcggagttecttecgaagacctegetgacaagecata
taccttcgaagattacgacgtctectteggetectggggtgectgactgtcaagettggeggeg
acctggggacctacgtgatcaacaagcagactccaaacaagcaaatctggctcagecagtccea
agctccggacccaagagatacgattggacaggcaagaattgggtttactcecccacgacggggt
gtccctceccatgagcectgectggeccgetgagectgacgaaggecctgaagaccaagctggatetet
cctccectggecatacagtggtaaggacgecttgaCGAGCGGCCGCTCCTAGGAGCAGTATCGAT
CCCAGCCCACTTTTCCCCAATACGACTAGTACTCGACTGTGCCTTCTAGTTGCCAGCCATCT
GTTGTTTGCCCCTCCCCCGTGCCTTCCTTGACCCTGGAAGGTGCCACTCCCACTGTCCTTTC
CTAATAAAATGAGGAAATTGCATCGCATTGTCTGAGTAGGTGTCATTCTATTCTGGGGGGTG
GGGTGGGGCAGGACAGCAAGGGGGAGGATTGGGAAGACAACAGCAGGCATGCTGGGGATGCG
GTGGGCTCTATGGCTTCTGAGGCGGAAAGAACCAGCTTTGGACGCGTCTTAAG

FIGURE 2D

IDT4 (SEQ ID NO:22)
TAGAAGACCGGTCGCCACCatgtggactctgggccggecgggecgtagetggettgetggeta
gcccaagtcccgcececcaggctcagactctcaccagggtacccaggececgecagagettgeteca
ctctgcggacgcaggggtctgcgaaccgatatcgacgcaacttgcacgecgeggagggectce
ttcaaaccagagaggactcaatcaaatttggaatgtaaagaaacagagcgtgtatctcatga
acctccgaaagagtgggactcttgggcacceccecggetecctggacgagactacttacgagege
ctggccgaagaaaccttggattceccecctggecggagttttttgaagacttggcagacaagectta
taccttcgaggattacgacgtgagttttggectctggtgttecttacagtcaagecteggtggeg
accttggcacttatgtaattaacaagcagacacctaacaagcagatctggectttctagtecg
tctteceggteccaaaaggtacgattggactggaaagaactgggtctacagtcacgacggtgt
ctccctgcacgaattgettgeggectgagectgactaaggecgctcaaaacaaaactggatetgt
ccagccttgcectatagecgggaaggacgcatgaCGAGCGGCCGCTCCTAGGAGCAGTATCGAT
CCCAGCCCACTTTTCCCCAATACGACTAGTACTCGACTGTGCCTTCTAGTTGCCAGCCATCT
GTTGTTTGCCCCTCCCCCGTGCCTTCCTTGACCCTGGAAGGTGCCACTCCCACTGTCCTTTC
CTAATAAAATGAGGAAATTGCATCGCATTGTCTGAGTAGGTGTCATTCTATTCTGGGGGGTG
GGGTGGGGCAGGACAGCAAGGGGGAGGATTGGGAAGACAACAGCAGGCATGCTGGGGATGCG
GTGGGCTCTATGGCTTCTGAGGCGGAAAGAACCAGCTTTGGACGCGTCTTAAG
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FIGURE 2E

GenScript (SEQ ID NO:23)
TAGAAGACCGGTCGCCACCatgtggacactgggccggagageccgtegetgggetgetggeat
caccatcccceccgecacaggcacagaccctgacaagagtececteggecagcagagetggeccca
ctgtgcgggcggagaggactgcgaaccgacatcgatgctacttgtaccccaaggecgagecaag
ctccaaccagcgagggctgaaccagatttggaatgtgaagaaacagtctgtctacctgatga
atctgagaaagagcggcactctgggacaccctggcagectggacgagaccacctacgagegg
ctggccgaggaaaccctggattcecctggecgagttetttgaagacctggectgataagecata
caccttcgaagactatgacgtgagcttcecggcagecggegtgetgacagtcaaactgggegggg
acctgggaacatacgtgatcaacaagcagactcctaacaagcagatttggectgtctagtecce
tcaagcggccecctaagaggtacgactggacagggaaaaactgggtgtatagtcacgatggegt
ctcactgcatgagctgctggceccgectgaactgactaaagecctgaaaactaaactggacctgt
cttccctggecatactctggcaaggacgectgaCGAGCGGCCGCTCCTAGGAGCAGTATCGAT
CCCAGCCCACTTTTCCCCAATACGACTAGTACTCGACTGTGCCTTCTAGTTGCCAGCCATCT
GTTGTTTGCCCCTCCCCCGTGCCTTCCTTGACCCTGGAAGGTGCCACTCCCACTGTCCTTTC
CTAATAAAATGAGGAAATTGCATCGCATTGTCTGAGTAGGTGTCATTCTATTCTGGGGGGTG
GGGTGGGGCAGGACAGCAAGGGGGAGGATTGGGAAGACAACAGCAGGCATGCTGGGGATGCG
GTGGGCTCTATGGCTTCTGAGGCGGAAAGAACCAGCTTTGGACGCGTCTTAAG

FIGURE 2F

GenScript (low CpG) (SEQ ID NO:24)
TAGAAGACCGGTCGCCACCatgtggactctgggccggagagcagtggcaggactgectggecaa
gtccatcacctgctcaggcacagactctgacaagagtcccaagacctgcagagectggeteca
ctgtgcgggaggcgcggactgagaacagacatcgatgctacatgtactcectecgacgggcaag
ctccaaccagcgagggctgaaccagatttggaatgtgaagaaacagtccgtctacctgatga
atctgaggaagtcaggcaccctggggcacccaggaagtctggacgagaccacatatgaacgg
ctggctgaggaaacactggattctctggeccgagttetttgaagacctggectgataagececta
cacattcgaagactatgatgtgagctttggatccggegtgetgactgtcaaactgggegggg
acctgggcacttacgtgatcaacaagcagacccctaacaagcagatttggetgtectagtect
tcaagcggaccaaagcggtacgactggaccggcaaaaactgggtgtattcectcacgatggggt
cagtctgcatgagctgctggeccgctgaactgaccaaggcecctgaagacaaaactggacctgt
cctctectggcatatagecggaaaagatgectgaCGAGCGGCCGCTCCTAGGAGCAGTATCGAT
CCCAGCCCACTTTTCCCCAATACGACTAGTACTCGACTGTGCCTTCTAGTTGCCAGCCATCT
GTTGTTTGCCCCTCCCCCGTGCCTTCCTTGACCCTGGAAGGTGCCACTCCCACTGTCCTTTC
CTAATAAAATGAGGAAATTGCATCGCATTGTCTGAGTAGGTGTCATTCTATTCTGGGGGGTG
GGGTGGGGCAGGACAGCAAGGGGGAGGATTGGGAAGACAACAGCAGGCATGCTGGGGATGCG
GTGGGCTCTATGGCTTCTGAGGCGGAAAGAACCAGCTTTGGACGCGTCTTAAG
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FIGURE 3
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FIGURES 4A-4B
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Cardiac phenotype 14 days after AAY injection {males}
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FIGURES 5A-5B
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