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@ FDA Approves First Gene Therapy for Treatment of Certain Patients with Duchenne Muscular Dystrophy
(FDA, 2023.06.22)

@ Package Insert - ELEVIDYS

® Approval Letter — ELEVIDYS

@ Summary Basis for Regulatory Action — ELEVIDYS

® Center Director Decisional Memo - ELEVIDYS

® ClinicalTrials.gov(SRP-9001-101, SRP-9001-102, SRP-9001-103, EMBARK)
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* ‘Elevidys'= HtO|2{A HilE{(adeno-associated virus (AAV) serotype rh74)
7|8t SEXX|ZXM 2 Elevidys micro-dystrophin®CHE & of M ALS
FEotE REXE MU ME
2) AAVrh74(adeno-associated virus (AAV) serotype rh74, O HfO/2{2 EHEE rh74):

Y& H YA AF0NN DRMEEZ, HE)A FEEZ0 &IEE HiolZ A HE
3) Elevidys micro-dystrophin : /2 EZES] MEE E0j0I2 ZglolE= HEE
FHYZ(138kDa, FEZZMES C/2AEZHEH FHHYE 427kDa)
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Crefd 22 st ZD}, Studyl(Partl, Part2)0l A 95.7%(N=3),
Study2(Cohort )0l Al 51.7%(N=11) Z7+&t



https://www.fda.gov/news-events/press-announcements/fda-approves-first-gene-therapy-treatment-certain-patients-duchenne-muscular-dystrophy
https://www.fda.gov/media/169679/download
https://www.fda.gov/media/169715/download
https://www.fda.gov/media/169746/download
https://www.fda.gov/media/169707/download
https://classic.clinicaltrials.gov/ct2/show/NCT03375164
https://classic.clinicaltrials.gov/ct2/show/NCT03769116
https://classic.clinicaltrials.gov/ct2/show/NCT04626674
https://classic.clinicaltrials.gov/ct2/show/NCT05096221
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