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

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

*4: facioscapulohumeral muscular dystrophy =EEHR B _EBEAH A MO T 1 —
*5: Dilated Cardiomyopathy L3RR CERAE
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HEFEGRERBRCIRERER MR
ABRUBRR (L BRREREIFT < —2p

" i B FaERFAEREDOA
SRETEEIERE (1989~ 20—/ VL)
7,000 FEAEE

2,200 ZHRE]HETR

HEFEETRE

BN

= Cancer diseases

= Monogenic
diseases

= Cardiovascular
diseases
Infectious diseases
Others

Healthy volunteers

Neurological
diseases

HFT: Discovery MedicineZ & (CModalis TX¥ER HFf: The Journal of Gene Medicine (2019)%& & (CModalis TXERK
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0

BIZFAE (Gene Therapy) tHR5E EMETRI

CAGR 185.7%
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EEEEE (DNARRNA therapeutics) FUAEZE (Monoclonal antibody)
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US $ (min)
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4000 -
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0

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

250,000 1~

100,000 A

50,000 4

7 1 CAGRIF2018F ~2024F DEFFILRER,

14,906

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

[ :
2020 2021 2022
Us $ (min)
- s P
200000 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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DMD&REDAR KB Z MR | ﬁiﬁ?iﬁ?ﬁ(tzouﬁﬁﬁ‘@=53§|Jb“FDA(ZJ¥<E.u\3h'Cb[;
= 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%
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
1
ROCTAVIAN 2023 $2.9M MARA BioMarin 5FADSEHECTA $11B8%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™

HiE#8: National Organization for Rare Disorder. #2 Fierce Biotech #3&%t D T JH -1 ~ #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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Newly added
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A 4

Intellia
LNP $941M

T LhimEE
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A\ 4

AAV CRISPR Tx .
$3.7B Caribou

A 4

Ex vivo $79M
Editas
in vivo ® $145M

A 4

IERRE

A 4
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2020E10R78IC ) —RIVEBESFIAREFEED ) —RNIULEEZS ) IMRERIT CRISPR/Cas? &
FIAULTHERRE2AICIES T EREK
SEEDIATHD>TZIJ7— - IO RFHET(IRERDAI>FEL—(CT

Q: 51D CRISPR DEBRFREDEF (HMACRDEBNEITH ?

[1DOIERCEAV DTN DD ETDE. &/ LREMSIDOFIAIC
BBEBVEY., IRDESJ ACTEENLEDONADE(LESZ B0
TIFHES,

RODIGECFZFIHL T, ENSDEEFHNSIESNSD
)\ ODEZI> PO=ILITDBIETT,
CHS(FCRISPROFTUVWFIFBAICRDE T, CORMIZEM-ED Z&(Ck

D, DNAIZIEFEMNRZE(bEZS5X D C EE<SHBOO> ~O—ILZTX
BEVNDDIFIEE(CREZIIRT SV I)LEIF O TVWBDERBNET, |

-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 31 >4 E 1 — “Fresh Off Her Nobel Prize Win, Jennifer Doudna Predicts What's Next for CRISPR”
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[t 578U ] CRISPR $%4iff = CRISPR-GNDM®
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CRISPR-GNDM® (Guide Nucleotide-Directed Modulation) platform
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LOF=Loss of function (#8ERKEY), GOF=gain of function (#EEESE )| Z 2
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TEY ) LAREDHSRIE
20245 KNS 25E TN TRECBIENB 0. ERSHIN IR

« MDL-101/LAMA2-CMD prelND5E T
- MDL-201/DMD IND enablingitggeh
MODALIS 2016 NG| CRISPR-GNDM X AAV  EEFEMHE
A DNMT-KRAB Bt& TUNE-401/BRIAF 4 NZh SHBVICCTARKER
SU—AB  4ogs9 x LNP EEFIEE (HKICTPhase 1b trial&:R)
Tune 2020 ($175M
Therapeutics 2025)
o o DNMT-KRAB Bt& CRMA-1001 PCSK9B LR AREA
nChromabio  §cqs9 x LNP >-0O—)LIMfiE
Shine 2021 ICIRUREAME = BEFSI
Medicine (Dec 2024)
. : DNMTREECas12f x EPI-321/FSHD IND enabling
SU—XA  pAVIh74 EEFFIE
EpicBio 2022  ($55M, 20224
7H)
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https://stanfordhealthcare.org/medical-conditions/brain-and-nerves/dementia/types/frontotemporal-dementia.html

Tau (99) 92N FZIVWYINAI—RDIT—5'Y & UL TERZEHTWNS

> FAEAERE: 5-6 / 100,000*
> Tau (FT7ILY)\A X —ROMBDS DA ) \F — ([CE W TIEIR MR

4 DA RENTULD
B Tau DEFEMH L (TR, ST RDEL, MRt EFE ”
FTHEEISNTNS e it
| 9'77!'} (F—IZ<<DEERIMREZSD ks f,_f}’“b‘”
AD (Alzheimer’s Disease: 77) LW/ \A <X —IR) : R
« FTILD (Frontal Lobar Degeneration:BISEEIEEEEZ4HiE) K
« PSP (Progressive Supranuclear Palsy &1 T4 L I4RRE) g
+ CBD (Corticobasal DegenerationBiE AR EEEAZZ 4HE)
+ Pick’s disease (EwI9%)
> TaulFABK D EERFRIIBE & &0 L <HBIT BTzsh. ARLDBEN e
RN TH D EMENEL) By 7‘}',&
> Tau DELRF/VIT7 I (RR) (FBIUD>EEEZREI/R)
> LIRS T, Tou EEFOE (ESEBNSERMERE 7 O—F T A
HBENRD 7

H#: Congdon EE, Nature Review Neurology 2018 “Tau-targeting therapies for Alzheimer disease”

* 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 MO DA L l S

81

I




82

MDL-104 DEBHI Y —

> CHNETOEW
B hTau ¥ I XKD humanized Tau ¥ X TO:Hih
— KR ONBE TD Tau OINFH| ZHERR
B H)LICHITD BioDistribution (A3 fA) study DENE
B KOL EDT o AAYS 3> zBUIEMRIEEDETE

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

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

hTau~X (MMAPT_/ W77 N, hnMAPT RS> X1 2w 7)
humanized MAPT ¥ X (aka MAPT (H2.1) -GR = mMAPTZhMAPTIB{LF (&)

Copyright and proprietary to Modalis MO DA L I S




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

. - = #enT—2X (FO—/VUL, 2017)
MDL-206 R a2baL sl S ¥R -2
UBESAE(LFDFIRNHI D
FEIRICEKD I 7 —A N>
ISR S BEEE FEAE HFRONDA~ETER TANAIEIR (F2-35% THIE
&=, 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’f;OM ST, ZARA>, UK) B&

Source: Orpha.net

Angelman syndrome Market and Epidemiology forecast (delveinsight.com)
83 Copyright and proprietary to Modalis M O DA L I S

e



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