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13. Casgevy

[EX]

@ First gene editing therapy to treat beta thalassemia and severe sickle cell disease (EMA, 2023.12.15.)

@ Product information — Casgevy (EC, 2024.02.09.)

® ClinicalTrials.gov(Study 1771(NCT03655678), Study 121(NCT03745287), Study 131(NCT04208529))

@ Redman M, King A, Watson C, King D. What is CRISPR/Cas9?. Arch Dis Child Educ Pract Ed.
2016;101(4):213-215. doi:10.1136/archdischild-2016-310459
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$8510] BCL11A RFAte] ME R S0/ enhancer EO0| W&
Xb7teei CD34+ HSCZ T4
- BCL11A RHXt| MY E0|X enhancer F0| U= FQ AL QX Zgt

TRGATAN)OA DNA O|F 7t ETH0| LOLIH BCL1MA 0| HAE
- BCL11A &3 Zas T MIZo|lM ZOt=28l(y-globin) ¥
HbF(fetal hemoglobin)” A MALS FIHAIZ

« ‘Casgevy'E &0l EHO| TDT =24l ZHE % SCD ol ==blS siZ

- TDT 2HAtel 42, o2 E8l(y-globin) 2 Lot=2Y! )
H|-2It= 2 Yl(non-a-globin)2| 2ddS Wds|
dd A 8HE A7 F HE=Z2E +XFE SIHAE LAY

- SCD 2HXto| A2, HbF THHA 32 M L HbS( hemoglobln S)®

sEE d4AMA 48 1= Qo 7ls MSHE oY 7ts

6) CRISPR/Cas9(Clustered regularly interspaced palindromic repeats/Cas9):
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https://www.ema.europa.eu/en/news/first-gene-editing-therapy-treat-beta-thalassemia-and-severe-sickle-cell-disease
https://ec.europa.eu/health/documents/community-register/html/h1787.htm
https://clinicaltrials.gov/study/NCT03655678
https://clinicaltrials.gov/study/NCT03745287
https://clinicaltrials.gov/study/NCT04208529
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC4975809/
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC4975809/
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https://clinicaltrials.gov/study/NCT03655678
https://clinicaltrials.gov/study/NCT03745287
https://clinicaltrials.gov/study/NCT04208529



