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(1989~ 20—/ VL)

7,000 B IEE

2,200 Z#ralEE/R

= Cancer diseases

= Monogenic
diseases

= Cardiovascular
diseases

Infectious diseases

Others
A= =}
HXFS G R
Healthy volunteers
Neurological
diseases
HiFf: Discovery MedicineZE(CModalis TXVERK WA The Journal of Gene Medicine (2019)%&E(CModalis TXVERK
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BIzFAE (Gene Therapy) tHFRFE ERETFA

US $ (min)

16,000 -
14,000 -
12,000 -
10,000 -
8,000 -
6,000 -
4,000 H
2,000 A

0

CAGR 185.7%

5,820
3,060
1,371
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RFREEEE (DNA&RNA therapeutics) HUAEZE (Monoclonal antibody)

US $ (min)

12,000

10,000

8,000 A
6,000 A
4,000 4

2,000 A

0 4

WP Evaluate Ltd (201988 IESm7—4)
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14,906

10,062 I

2018 2019 2020 2021 2022

US $ (min) US $ (min)

250,000 1
JF10,651 2 il 97515 600,000

87,211
200,000 A :}63 13%76 32% 500,000
49,757
150,000 420, 5633 72% 400,000
300,000
100,000 A
200,000
50,000 1 100,000
0 : : : r r r ) 0
2018 2019 2020 2021 2022 2023 2024 2018 2019 2020 2021 2022 2023 2024
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&S FEZ (Small molecule chemistry)

1 545,585
£ 91208,220
e 214,06 5,81%0
99,8748
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HFHEE BIREH EEmE sy
LUXTURNA 2017 $850k BEERERESZ NOT 1 — Spark/Roche 108 AIZ2A $65M#3
ZOLGENSMA | 2018 $2.1M SMA"! (Avexis)/Novartis (‘f@f‘%ﬁ%ﬂ; )ﬁ $1.38%3
HEMGENIX 2022 $3.5M MA5%B uniQure/CSL Behring SAADBMECIA $3.28™
Vyjuvek $631k/EHE - DEB™ Krystal 100/ AC3.5-20.4A ~$200M*2
s
ROCTAVIAN 2023 $2.9M MAHA BioMarin 5FADBEME[CTIA $11B%
Casgevy $2.2M CRISPR Tx/Vertex
SCD FPAUAC10BA >$2B#°
LYFGENIA $3.1M Bluebird
Lenmeldy $4.25M BEAMRESIMOT 1 — Orchard/KyowaKirin 105 ADFERIZTA 2
beqvez 2024 $3.5M IMA5%B pfizer SAADBHECIA $3.28™
ELEVIDYS $3.2M DMD™ Sarepta 3500 A DB FHERICTA $4.1B™

H#8: National Organization for Rare Disorder, #2 Fierce Biotech #3&4t D1 JH -1  #4Grand view researchtt #5 Fortune Business Insight
*1: Spinal muscular atrophy (BREIEFEHEE) *2: dystrophic epidermolysis bullosa *3: Duchenne muscular dystrophy *4 Delvelnsight
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T ES ) LfGEld CRISPR OHRDFHDEF

20204E10A78IC —RIVEEESRFIAREED ) —RIULEERES ) IMRERIT CRISPR/Cas? %
FHIA UL TEAREE2ACIES TR ERER

SEEDIATHZ>TZIJ7— - YO RFHEL(FIRERDI>FELI—(ICT

Q: 51D CRISPR DEBRFREDEF (IMACRDEBNEITH ?

[1DDIEBICHABAVHINTNGDDEITDE. & LREUSDFIAIC
BBEBVET, IROESJ ACTEARENEDNADELESZ DD
T,

RO CEEFZFHIHL T, ZNSDEEFNSESNSD
S\ ODE=I> bO=ILITDZETT,
CHNSIECRISPROFUWHIFECIADE T, COiEfES Z&(CK

D. DNAICIEZEM Rt ZS XD EELEROO> FO—I/LE1TX
BDEVNVDDIFIEE(CKERRT O vILZFE > TLWBEBWNET, |

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

CRISPR-GNDM®

H 88 Future Human(ZCH 13D >4 E 21— “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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LOF=Loss of function (#gERKEL), GOF=gain of function ({4EEIESEL) E R
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NG

= —XB
($120M, 2023)

= —2XB
($135M, 2023
F3A)

=) —XA
($55M, 20224F
7H)

CRISPR-GNDM x AAV

DNMT-KRAB Fit&
dCas? x LNP

DNMT-KRAB @it&
dCas9? x LNP

DNMTREECas12f x
AAVIrh74

AT SA > /5 RARAT—>

* MDL-101/LAMA2-CMD
* MDL-202/DM1

BERUFF A
(PCSK9B= L2500 —/LIn
iE)

PCSK9= LR O—)LINAE
(BEUATX)

EPI-321/FSHD
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