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DMT1: Myotonic Dystrophy Type 1
Source: Marta Pascual-Gilabert, The myotonic dystrophy type 1 drug development pipeline: 2022 edition
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21 Copyright and proprietary to Modalis MO DA L | S



https://doi.org/10.1212/WNL.0000000000011425

FSHD(EA. BB, LBODHRIREHERZ(TDEREDIHER

ARERAD
BEEIRER LIRSS O T+ — (FSHD) (3. H
SN ABIEEMEDT S X O Jf —Drh -
CRE—ENEE TS0, BRNTH

8000 A(CT AN FEER L TULND,

FSHDIEHZ0MALAIIEED, BEHo -
DAL, 1B, B, FTROSHETEE B
ﬁb‘é’#bﬂéo TDE&. AR T IIRERRTD
B (C(XBEEPOFIRICE TILND Z ENHD B,

FSHDZ B AFERERS L/ NEFAER (CD T D E
FIRBND. BRAFEER DGO I DN
%Y T35 Do

HIEDE 3. ENIESAEEFR, HEEE

22 Copyright and proprietary to Modalis MO DA Ll S



FSHDDFREAHD =X

B8N (CH T DDUX4DEEFIR

Y ~~~ D474 1EFc5
11-100 repeats ®* 5meC

(R M\%}/MJ\I — e
\

)

Y
FSHD1: <10 UE— 95%
FSHD2: >8-20 UE— 5%
+SMCHD1/DNMT3B &

chr44935(CdpDD474
[z 18 7Bk
BEE(C(IZEDEATF
JAEDA4IAABHECHI N B,
FSHD-1 R U2 EBE T (2
D474V E— FOMEXTF)L
ftEenTunsd,

FSHD-13ERAE X T (FIEF
ECl&, D474 E—bD
H(IDIROH AFIUE
ElEE0\,

23 Copyright and proprietary to Modalis MO DA L | S



FINES ESEPESNBIIVNIIA =2

INFTTOEY SEFPESNBIIMINAM—>

. 777\%1%5%7;‘)1/‘6@%(: . GLPTox
. c PILIERIFBY—T Y RIVT—I XUk . o 51 v
AMAZEMD  Pre INDD T 7 A U VY ) ﬁgpgﬁ’%w 4
« ASGCTTT —¥ 1%k ( )

« BBERNT ¥ 7Y RADEE

: « YU RIREETTILTDPoC « FB202TOHILTDY =Ty KTV —
oM . P27 5 A S ER OBEE IR R
« J\—hFUVT
« MDL-201 (DMD) s EBEOERNF v 7Y RNDERE
« MDL-103 (FSHD) s #1F v 7 RKEIRGNDM T O EY 3 5%

- MDL-105 (DCM)

- FIRER 7002 L - TR DRGE
o FIRMALEIRNGRF v 7Y ROBERER
« NN—=hkFUVT
24 Copyright and proprietary to Modalis MO DA L | S



TOMERICAEAT SES YYD —

> FBA(CRET DS
B 7ty MBAZZHICK D TV AT S ARELDMDL-201 XUMDL-202
(CEA9 DA = BHS

> JI\—hFUTDCET DES
B MDL-101 OFiTZIRFHiFERZ BN U CTEMOS SRECHEITIET v XY
> 3> %Ak - B
B /\—=3 > DOMDL-2020B% & llifT U THR/ \— b —DIFERZ A
B FRERM: EHORE - )M ATV IREEST A X HYySa>H

25 Copyright and proprietary to Modalis MO DA L | S



2. REWRR

26 Copyright and proprietary to Modalis MO DA L I S



IA—hRX - INATS5A>2DIRR
MDL-201 R U2020RE(CHE> TI\A TS50 > DRE LA E,
PRRETOI S LDTSA A US4 Z5|Z LS

S=K | EREE R 2023/12 |1 2024/12 | 2025/12
LAMA2-CMD o0 : ®
Pre-IND fiing resp@nse IND filing
DM ® ®
" PmJNDmmg |NDﬁmg

IN—=bhFU>
N b B8 A\
EDOEEFHE

HIITE

*FESNDBNAILAB=2ARY MIFERBIRTH O RRCHO TEBESNDUREENSH DX,

27 Copyright and proprietary to Modalis MO DA L I S



| 20235F12AH 2 FiHWKR

20224 12K HA 20235 12HHA
£ 20HE (A) 55 2058 (B)

EEUNZS 40 - 40
E¥EM 908 1,044 136

AFBARE 778 906 128

REE 130 138 8
BRI /868 A1,044 A176
REFIZS A780 A995 A215
L EBIRIZS NT75 1,033 258
S8R

- MDL-101 DERRRERNDEGAA CEERERSEDOTOTCAHRER. AAV REERASE)
- BEOEW. BHLETIV\ATSA > OEBINKRUK RILOMZR (CH4STHITRHFREIE
(E(C. AMHFE. SAEZFOWMFTMHIE. FKE

ShIE R
- BFRliER & UCEEEEDRMEIRR (378HM) Z5t L

28 Copyright and proprietary to Modalis MO DA L | S




| 20235F12AH H2MU¥H  IAEIRR

(B8AM)
(A) 552 Iu4HR (B) (B)—(A)

TRENERE 3,061 2782 N279

REAUEE 2,933 2,591 AN342

BEE&EE 68 72 4

3,129 2,855 A274

mEaE 141 278 137

ERS =t 47 45 A2

B8ESE 188 323 135

EESET 2,941 2,532 A409

BiEMEESET 3,129 2,855 A274
Bo&EARER 93.4% 88.0%

NOTE
- BB CEARLER T HERF

KDRBEUCHMBREEEWERT DICHIC. T7AF 2 X&FE P (p.35 &)
- 2022FERN S DIRIEIEKRET L (CKDEBEIEEE (TS UB/SIFAY A

29 Copyright and proprietary to Modalis MO DA L | S




| 2023FF12AM S|2M¥HM FrwvSa - JO-4RR

(B/AM)
2,933 ANYA A37 615 60 2,591
RERVCIRERFY) =S ®E B1%5 RENURERAEY RERVREEEY
DHIFRES Fryv>a17J0- FrwvaJO-— FrySaTO- (CHRDIREERR DRIRIES
(2022€F 12RHAK) B B (2023€F 56 2 TUHAR)

- BEFRHEBFIHREIER (A1,032)

A BEXtvwv 70— e
. JHIEELK (37)

B earrvsao0- - GRETEEORSICLDIHM (A37)

C BBFrv>a1T0— « IR TFANEDITEC K DIHRADFEITICELDUNA  (618)

30 Copyright and proprietary to Modalis MO DA LI S



3. REREkEE

31 Copyright and proprietary to Modalis MO DA L I S



B B i Bt

IATSA > DIR SEH THRERBEEE

J\ATSA > DSEDRERH

32

INATSA > DIEK

A

A

$2,2007%E0D 100 L&D
HRIRERBDILKR — 545 |\ prssmwe  J75—4y MEROBIE

ey
JAIVA —=0A

- MDL-201
~ MDL-202
~ MDL-101

v

J\AT A2 DEY

Copyright and proprietary to Modalis M(') DA L I S



FFEINA T SA > EHIGHRIEDA A—D
MDL-101 TYEBRIFEEEZ. 2020 EDOKEY) A TS5+ > hNBLINTSD

EYVURDEFEINA TS >

Q N

MDL-103 MDL-201
FSHD DMD

A

MDL-105
DCM

N

MDL-104

»
|

HFEAT—>
¥ FADARE S (FFBEHD DV EENICHEDTHBRIMEDA A—=
I
33 Copyright and proprietary to Modalis MO DA L I S



Si&. RiERER, EEARZIET. fFMER LEZBiEYd

SHEENB AN~ & TNICHES PEMERIEDA A—

_________________

-t
"7
)

f&PPoC

c GENGREEVIIL—H
- ZE
cBELR) A A —D—DRIE

Pre-IND

I

IND

« GLP-tox®D=EH

+ GMPEUEDTT
- BRERZOMI—IL
BIFRRIEERRGRERT —5

\/- =y RIS —TA N \

v

- BEM%
L- =5 J
34 Copyright and proprietary to Modalis MO DA L | S



KEROE & HIE
(SE=EBH (T & BITIEMERME ERIETSEIEATIK T 1)

SARIER CIRIERS B CEDHD ELBIC, REIREDIZHDER(CFTEE U
RAREZEF DL TEEMEDR L&EXD

> BEER
I T S 7 N7

AAVOMR(CHELRM - BREERER. SN, REREERE 20228128 ~2023%12A
9 ?ﬁﬁg&;;ﬁhﬁ)&hajﬂyla reESHEENATSA > DOMEHRE 1 391 202361 B ~20058 128
3 WMRARZHBEIT IAREOAHFERVFERE 400 2023F 18 ~20255%128
=n 2,291
> HE
{TEOT AEHARS 2022412878 ~2025%12858 ($I34ER)
R1T9 BBIEHRTNE 5,800,000%k
ga;ﬁf@ﬁﬁgg‘w&vﬁgﬁ 2,330,000 (RITAEHRE3,470,00048) . 657E)5M
PO R gy | (T, TR E DEATER| BB 0% EE
WATEMEE 395 (RITREBOEREG|Bi&ME)
T ER{TE(MEE 277 (RITREBAOEREG|BMEC70%% 5 /=%8)
35 Copyright and proprietary to Modalis MO DA L | S



CRISPR fEIICEBUVVTE Modalis (1 =——I MRS S 3 > &L

CRISPRE LWMEsF Bk CH T DA g =

RS

BT

Editas

CRISPR

Intellia Beam

]

(TESIRTa v IIRE)

MODALIS

Tune
Chroma
EpicBio

Sang

amo

Encoded

36

Copyright and proprietary to Modalis

MODALIS



HHADSHENWSDHEICDONT

IRECAEATDBRVEDEICDVT, BHTEI T VT« RAoO—2v —DE=RND.
R (CEZEDTER(CXDZEETEFRLS, DT TYA bEFEICEWTIERRRETREES
B LL<EiMZRDZEMNEYTHDEHL T, FaRDIHIGELTEDFET,

HBWEDE(E. BHHPO [HENWEDE ] R—J(CTREGLTHEDFT,

https://www.modalistx.com/jp/contact/

WZRWEEEWEDE (L, SHIETARDODREZED . CREIRES LHMUIZRE
Z SHHPOFAQNR—Z FHZFSROMRIBHIRIC TARWZUET,

2B, BECHEWVWEDEZWZIZWTE, SRIVEDEORAIFZ(FHEHENDSE
REFEUMMFTIDCT, FOCTEALIESVWEIXISHBELILET,

SR ED. REDBERIRSUICIHEROERNAD N FIXEHROFR(C—BOENTTEL
DNFEIDT, AZRTEFEHBDETIT LSBT ULET,

37 Copyright and proprietary to Modalis MO DA L | S



https://www.modalistx.com/jp/contact/

