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*1: LAMA2-related congenital muscular dystrophy = SE RS MO T 1 —1AE,
*2: Myotonic Dystrophy Type 1 =figBEMEZ A O T« —18S

*3: Duchene Muscular Dystrophy (213> XBH I ~OT 1 —)

*4: facioscapulohumeral muscular dystrophy =EaHjs B LB A RO T« —
*5: Dilated Cardiomyopathy HE3EELCEHRAE
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BIEFaEmAEREDAER

PRy yeE g — Ly % \ Y
HRFERIPRR (1989~ 20—/VUL)

= Cancer diseases

7,000 FBEE

= Monogenic
diseases

= Cardiovascular
diseases

Infectious diseases

2,200 ZHRE]HETR

Others
HF-FSEERE

Healthy volunteers

Neurological
diseases

H P Discovery MedicineZ & (CModalis TxER HFR: The Journal of Gene Medicine (2019)%& & (CModalis TXVERK
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US $ (min)

a

14,000 -
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10,000 -
8,000 -
6,000 A
4,000 A
2,000 A

0

BIZFAE (Gene Therapy) =55 ERETR

CAGR 185.7%
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EEEEE (DNARRNA therapeutics) FUAEZE (Monoclonal antibody)

Us $ (min)

US $ (min)
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10,000
8,000
6,000
4000 -
2,000

0

2018 2019 2020 2021 2022 2023 2024
HFR: Evaluate Ltd (201988 F ST —4)

250,000 1

100,000 A

50,000 4

7 1 CAGRIF2018F ~2024F DEFFIRERER,

14,906

10,062
5,820
3,060
1,371

[ :
2020 2021 2022
UsS $ (min)
- s P
200000 9 163 13%7632% ' 500000 A
49,757
150,000 - 20,56%35'72} 400,000
300,000
200,000
100,000
0 . e — . . 0

2018 2019 2020 2021 2022 2023 2024
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TEDRINZETC. B FaRIBFESNSE£BHENET -5y MEILK

US CHER SN B{n FIa s

o= R HIEHUE
XRIEE BEMUEN
(USD)
EIREEE
LUXTURNA 2017 $850k S hOTA — Spark/Roche 10 AIC2A $65M*2
RPES5
- Novartis 1AADFHERICTIA o5
ZOLGENSMA 2018 $2.1M SMA (Avexis) (KETHI ~2.55 A) $1.38
HEMGENIX 2022 $3.5M MAzses VRIS SHADBHECI A $88M 3
CSL Behring
BE - . _

Vyjuvek $631 k&“ & DEB™ Krystal 10073 A(C3.5-20.4 A ~$200M#2
ELEVIDYS 2023 $3.2M DMD™ Sarepta 3500 ADBFHERICTIA $4.18%4
ROCTAVIAN $2.9M MARA BioMarin 5F ADBEMEICTIA $262M#4

Casgev 2.2M CRISPR Tx/Vertex
9= - SCD FAURCI10BA >$2B*S
LYFGENIA $3.1M Bluebird
Lenmeldy 2024 $425M | Metachromatic 1 o0, or g kyowakinin 1075 ADFFAEIRICT A 2
Leukodystrophy

HiE8: National Organization for Rare Disorder. #2 Fierce Biotech #3&4tD T JH -1 b #4Grand view researchtt #5 Fortune Business Insight

s

*1: Spinal muscular atrophy (BREMEAEMEAE) *2: dystrophic epidermolysis bullosa *3: Duchenne muscular dystrophy
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Platformer (GaEEE)

KSQ VERTEX
Intellia TX “' ,,,,,,,,
$2.68 Exonlcs -
CRISPRTx \**" % { ] e
Canonical N
(FRERHY=HREE) $5.7B
CASEBIA TX
_____ BAYER
4BlueRoc
\ $1B
SHERLOCK BeamTx | =+
Non-canonical BIOSCIENCES $2.88
o\ MODALIS
Biosciences
SF - DOKF I DT ZERT 2024.3.1 84 MEIF s BFII#e%E, siFiR (IR EIEENR U EIUE, B=Bilion
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Q: 51D CRISPR DEBRFREDEF (HMACRDEBNEITH ?

[1 DOIERCEAVFDEN DD ETDE. &/ LREMSIDOFIAIC
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BEVNDDIFIEE(CREZIIRT SV EIF O TVWDERBNET, |

-Jennifer Doudna, Nobel Prize Winner on CRISPR
Source: “Fresh Off Her Nobel Prize Win,
Jennifer Doudna Predicts What's Next for CRISPR"

CRISPR-GNDM®

HE#: Future HumanlCB 13- >4~ E 1 — “Fresh Off Her Nobel Prize Win, Jennifer Doudna Predicts What's Next for CRISPR”
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CRISPR-GNDM® (Guide Nucleotide-Directed Modulation) platform
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Angelman syndrome Market and Epidemiology forecast (delveinsight.com)
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https://www.delveinsight.com/blog/angelman-syndrome-market
https://www.delveinsight.com/blog/angelman-syndrome-market#:~:text=%E2%80%9CThe%20therapeutic%20Angelman%20syndrome%20market%20was%20USD%20330.2,million%20in%202017%20in%20the%20seven%20major%20markets.%E2%80%9D
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