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Sickle cell disease
patient

Hematopoietic Reinfusion of edited cells
Stem/Progenitor Cells (HSPCs) and engraftment
removed from patient in bone marrow

CRISPR-Cas? repairs
mutant B-globin gene
(Replacement of T with A)

Sickle cells

PAGE 10




g Aruhll gall LS Ju Gl
Aslaigll pall Lilla

Sickle cell disease (SCD)

B-globin gene cluster (11p15.4)
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CAC GTG GAC TGA GGA l@ CTC

DNA $eqUeNce ;1.6 CAC CTG ACT CCT GAG GAG
Protein .“ \
seqguence ‘”
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B-LCR € YoYa 6B
VN1 ) D) —
Chromosome 11 CAC GTG GAC TGA GGA CAC CTC

DNA sequence -1 cAC CTG ACT CCT G1G GAG
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