a Normal splice site

[ Exon50 | GT intron AG| Exon 51 |
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[ Exon50 | Exon51 |

Disrupted splice site

| Exon 50 |Q§T intron AG| Exon 51 |
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| Exon 49 | Exon 51 |
or

[ Exon49 |GC... [ Exon 51 |
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CCACTATTGGAGCCTgtaagtatact
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GGTGATAACCTCGGAcattcatatca
PAM gRNA for ABEmax

CCACTATTGGAGCCTGCAAGTATACT
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Mutation 1
Lane: 100bp ladder [ Exon50 | 74bp| Exon51 |
i Lane2-3: Mut1/Mut2
------ Mutation 2

‘. Lane4-6: WT, 858bp [ Exon49 | Exon 51 |

""" Mutation1: insert 74bp
Mutation2: 109bp deletion

b
WT

..KKTAALQSATPVERVKLQEALSQLDFQWEKVNKMYKDRQGRFDRSVEKWRRFHYDIKIFNQWLTEAEQFLR

KTQIPENWEHAKYKWYLKELQDGIGQRQTVVRTLNATGEEIIQQSSKTDASILQEKLGSLNLRWQEVCKQLSDR

KKRLEEQKNILSEFQRDLNEFVLWLEEADNIASIPLEPGKEQQLKEKLEQVKLLVEELPLRQGILKQLNETGGPVL

VSAPISPEEQDKLENKLKQTNLQWIKVSRALPEKQGEIEAQIKDLGQLEKKLEDLEEQLNHLLLWLSPIRNQLEIYN
QPNQEGPFDVKETEIAVQAKQPDVEEILSKGQHLYKEKPATQPVKRKLEDLSSEWKAVNRLLQELRAKQPDLAP
GETTIGASPTQTVTLVTQPVVTKETAISKLEMPSSLMLEVPALADFNRAWTELTDWLSLLDQVIKSQRVMVGDLE

DINEMIIKQKATMQDLEQRRPQLEELITAAQNLKNKTSNQEARTIITDRIERIQN. ..*

Mutation1

...KKTAALQSATPVERVKLQEALSQLDFQWEKVNKMYKDRQGRFDRSVEKWRRFHYDIKIFNQWLTEAEQFLR
KTQIPENWEHAKYKWYLKELQDGIGQRQTVVRTLNATGEEIIQQSSKTDASILQEKLGSLNLRWQEVCKQLSDR
KKRLEEQKNILSEFQRDLNEFVLWLEEADNIASIPLEPGKEQQLKEKLEQVKLLVEELPLRQGILKQLNETGGPVL
VSAPISPEEQDKLENKLKQTNLQWIKVSRALPEKQGEIEAQIKDLGQLEKKLEDLEEQLNHLLLWLSPIRNQLEIYN

QPNQEGPFDVKETEIAVQAKQPDVEEILSKGQHLYKEKPATQPVKRKLEDLSSEWKAVNRLLQELRAKQPDLAP
GLTTIGA CKYTGSHSLWL*

Mutation2

...KKTAALQSATPVERVKLQEALSQLDFQWEKVNKMYKDRQGRFDRSVEKWRRFHYDIKIFNQWLTEAEQFLR
KTQIPENWEHAKYKWYLKELQDGIGQRQTVVRTLNATGEEIIQQSSKTDASILQEKLGSLNLRWQEVCKQLSDR
KKRLEEQKNILSEFQRDLNEFVLWLEEADNIASIPLEPGKEQQLKEKLEQVKLLVEELPLRQGILKQLNETGGPVL
VSAPISPEEQDKLENKLKQTNLQWIKVSRALPEKQGEIEAQIKDLGQLEKKLEDLEEQLNHLLLWLSPIRNQLEIYN
QPNQEGPFDVKE LLLRLLLW*
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Lane1-4: AEx50 cell

Laneb5-7: Negative control
Lane8: Positive control
Blue : Positive;

Purple : Negative




