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*2: Myotonic Dystrophy Type 1 =ffs&BE4 A O T ¢ — 18

*3: Duchene Muscular Dystrophy (T2 T > XBFHTI MOT 1 —)

*4: facioscapulohumeral muscular dystrophy =EEHRB B LR A MO T 1 —
*5: Dilated Cardiomyopathy L3RR CERAE
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= Cancer diseases

= Monogenic
diseases

= Cardiovascular
diseases
Infectious diseases
Others

Healthy volunteers

Neurological
diseases

H P Discovery MedicineZ & (CModalis TxER HFf: The Journal of Gene Medicine (2019)%& & (CModalis TXVERK
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BIZFAE (Gene Therapy) tHR5E EMETI

US $ (min)
090 1 CAGR 185. 7% o
14,000 4
12,000 1 10,062
10,000 4
8,000 A
5,820
6,000 -4
4,000 - 3,060
2,000 1 X an 1,371
0 . — . .
2018 2019 2020 2021 2022 2023 2024
EEEEE (DNARRNA therapeutics) FUAEZE (Monoclonal antibody) K5 FEZE (Small molecule chemistry)
US $ (min) US $ (min) UsS $ (min)
250,000 -
12,000 \_-’%8‘7{917 215 600,000 - 5833 ,585
10,000 200000 - “ 75:}63'13%76 32 500000 4 o g 167644060
8,000 150000 420, 5135 7254 200000 39972
6,000 300000
100,000 4
4000 | 200000 A
2000 50,000 - 100000 |
0 0 . . . . . . . 0 . u u . = B
2018 2019 2020 2021 2022 2023 2024 2018 2019 2020 2021 2022 2023 2024 2018 2019 2020 2021 2022 2023 2024
HFR: Evaluate Ltd (201988 BEmT —4) % : CAGRIZ2018FE~2024F DEF KRR, FHRMEE2019~2024%FE 1$=110M
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DMDJGEZERDA KB ZIMA . BEEFarE(I2024F /2T THEIRIDFDAICHKERETN T2
= Lir =t -{ A AW N AW W v =2 S VAN - ]

USTTHAGR S NI EAL FIamEE

HSEE PR i ﬂffs’ﬁ’;ﬂ*ﬁ
LUXTURNA 2017 $850k BEEREES I O T« — Spark/Roche 103 AIC2A $65M*3
IOLGENSMA | 2018 $2.1M SMA" (Avexis) /Novartis (]fé]\?,zﬂ%f;; )G $1.38%2
HEMGENIX 2022 $3.5M MA&¥%B uniQure/CSL Behring KYSPNOLEI PN $3.2B™
Vyjuvek $631k/EBHE - DEB™ Krystal 10073 A(C3.5-20.4 A ~$200M*2
|
ROCTAVIAN 2023 $2.9M MARA BioMarin 5FADSEHECTA $11B%4
Casgevy $2.2M CRISPR Tx/Vertex
SCD TAURIC10B A >$2B"°
LYFGENIA $3.1M Bluebird
Lenmeldy $4.25M ERMEAESAMOT 1 — Orchard/KyowaKirin 10 ADFTERICTA 2
beqvez 2024 $3.5M MA5%B pfizer 3B ADBMHEICTA $3.28™
ELEVIDYS $3.2M DMD" Sarepta 3500 A DB FHERICIA $4.18™

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

frie

*1: Spinal muscular atrophy (BREMEATEMEAE) *2: dystrophic epidermolysis bullosa *3: Duchenne muscular dystrophy *4 Delvelnsight
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-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 HumanlCH 13- >4 E 1 — “Fresh Off Her Nobel Prize Win, Jennifer Doudna Predicts What's Next for CRISPR”
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* MDL-201/DMD
MODALIS 2016 N CRISPR-GNDM X AAV  EEFELHE
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Tune Soh 2 1)—XB dCas? x LNP EEFHIIHHE (HKICTPhase 1b trial&sR)
Therapeutics ($175M, 2029)
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https://stanfordhealthcare.org/medical-conditions/brain-and-nerves/dementia/types/frontotemporal-dementia.html
https://stanfordhealthcare.org/medical-conditions/brain-and-nerves/dementia/types/frontotemporal-dementia.html
https://stanfordhealthcare.org/medical-conditions/brain-and-nerves/dementia/types/frontotemporal-dementia.html
https://stanfordhealthcare.org/medical-conditions/brain-and-nerves/dementia/types/frontotemporal-dementia.html
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* hitps://doi.org/10.1159/000440840 Genetic Disorders with Tau Pathology: "A Review of the Literature and Report of Two Patients with
Tauopathy and Positive Family Histories" Neurodegener Dis 2016;16:12-21

Copyright and proprietary to Modalis M 0 DA L I S

85

D




86

MDL-104 DEFHI D —

> CHNETOEY
B hTau ¥ I XKD humanized Tau ¥ X TO:HMih
— KR ONBE TD Tau OINFH|ZHERR
B H)LICHITD BioDistribution ({A3fA) study DENE
B KOL EDT a4 AAYS 3> zBUIEMRIEEDETE

—AD (ZILWYI\A X —BIEREE) DU\ FTID (FISaEISERYERAN%E)

> SIEDTIE:
B CopsidiR EXRIESFEICIER
B PreINDBXIUINDIE, Fv7 TS RIREFT VN —ADBENDIFN & EEFHZ M (CHFEAR E 2 BRsT

hTau~X (MMAPT_/ W77 N, hnMAPTRS > X1 2w )
humanized MAPT Y72 (aka MAPT (H2.1) -GR = mMAPTZhMAPTIB{LF (&)

Copyright and proprietary to Modalis M 0 DA L I S




T >3 1)UV > AEIRRE
UBE3AB(EFORIRE(C &> TH L BEHRER

. - = #enT—2X (FO—/VUL, 2017)
MDL-206 e a2RaL sl S ¥R -2
UBESAE = FDFIRHMHID
FRIRICEKD I 7 —RA B>
IS RTINS BEEE FRE FRZONA~IFETER TANASEIR (F2-35% THRIE
&=, RIE. FEE
e NN
R HE HMPE=E, =:EpE=, TOMODIRRE : EFIEER], 5

Sz, ’ D&, WEE. BIREEE. Z4(C
ANRIE, BOVE. NE go X e, i
SHYE. SHATZEAE. R RED & . EEIEAZNE SN
ek (TADAEDFE 3

{E)
BESARIAR S ERBEGFAN—Z LIRS
RE UBESAZEIRSTM 526D (LA ST R
hiZRiIE US, EUS(RAW, S>>,
gg’]";OM ST, ZARA>, UK) B&

Source: Orpha.net

Angelman syndrome Market and Epidemiology forecast (delveinsight.com)
87 Copyright and proprietary to Modalis M 0 DA L I s

e



https://www.delveinsight.com/blog/angelman-syndrome-market
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