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LCR-LV transduced CD34+ HSCs from patients with SCD transplanted into NSG
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BCL11a knockdown efficiency and €Y induction with LEGO vectors
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ShRNA miR

Passenger Loop Guide

; " ShRNA™ 3¢ |GCGATTGTCTGGAGTCTCS

. ShRNA " mod: a8y TTGTCTGGAGTCTCCL
5 " ShRNA™X ag [GATCTTTGAGCTGCCTGEAGH

L ShRNA™®modi: g TTTGRECTCCCTCEACERCEE
3 " ShRNAR® Y cotagag [TCTETECETGTTECAAGA

. SHRNASmod: Ajotccatgiaghagay TECCTETTGCAAGAGANGCED
s " ShRNAR® aq [ACATTCTGCACCTAGTCCT

. ShRNA™*modi: aq TCTGCACCTAGTCCTIGARCGE
" " shRNA™® ag |ATCATTATTCARCACTCGATO

. ShRNA™ mod: o TTATTCAACACTCGATCRCGE
6 " ShRNA™® : AT anay [ATGTGTTTCTCCAGGETALTH

L ShRNA™modi: S HotCoatynautayas GPTTCTCCAGGETACTEECEC
. CShRNA®® S cteoatgtootanay [PEECTTCTCCTGTGGACAGTY

L shRNA™*mod): : ASRGSA fotooat G TTCTCCTETGEACAGTHECEE
8 CSHRNAYS s agay [TGTGTTTCTCCAGEGTACTET

. ShRNA™ mod]:: TTTCTCCAGGETACTETECEC

FIG. 21A
NT  shRNATshRNA2 shRNAJ shRNA4 shRNAS shRNA6 shRNA7 shRNAS
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