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*3: Duchene Muscular Dystrophy (7212 T > XBEFHZ X hO T+ —)
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*5: Dilated Cardiomyopathy E3REL DHAE
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" 1SR
SRR B iR ﬁfﬂi”giﬁﬁ
EGMEER
LUXTURNA 2017 $850k TZROJ«— | Spark/Roche 10 AIT2A $65M™3
RPE65
- Novartis 1A ANDFERICTIA 43
ZOLGENSMA 2018 $2.1M SMA (Avexs| CKETH~2.55 ) $1.3B
HEMGENIX 2022 $3.5M M58 TS 3HADBHEC] A $88M*3
CSL Behring
$631k per )
Vyjuvek 2023 patient DEB ™ Krystal 10073 A123.5-20.4 A ~$200M ™2
per year
ELEVIDYS 2023 $3.2M DMD™ Sarepta 3500 ADBEFHERICT A $4.18™
ROCTAVIAN 2023 $2.9M MARA BioMarin 5FADBMECTA $262M*

HE8: National Organization for Rare Disorder. #2 Fierce Biotech #3&#tD 1 JH - & #4Grand view researchtt

*1: Spinal muscular atrophy (BREEAZEMEAE) *2: dystrophic epidermolysis bullosa *3: Duchenne muscular dystrophy
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