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FIG. 1
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FIG. 2
Guide strand ~ HEK-2937 - 24h Post
Transfection
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FIG. 3
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Passenger strand - HEK-293T - 24k Post Transfection
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FIG. 4

Hela-Guide-48h
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FIG. S
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FIG. 6

intraceliular Genomes
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FIG. 7

50D1 silencing by AAVZ-50D1 miRMNAs in human motor neurons

{MOI=10E5}{48hrs after transduction)
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FIG. 8

Dose-dependent silencing of 3001 by trarsduction of different
dose of ARVZ-miRNAs U251ME cells
{48hrs after infection}
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FIG.9

Dosa-dependent SO0 sflencing by AAV2.5001 miRNAsin
human astrocyte {HA] {48hrs after infection)
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FIG. 10

felative hSOD1 mRNA level
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FIG. 11A
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FIG. 12
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