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(Dec 2024)
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DNMT-KRAB @& CRMA-1001 PCSK9EL-X
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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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Source: *Estimating the Prevalence of LAMA2 Congenital Muscular Dystrophy using Population Genetic Databases (2023)
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MDL-101(Cxf U CFDAA —TJ 77 2387,

INRFRRERE LS

» Orphan Drug Designation (5 A& E5R7E)

« BRPREVERES FH ORISR
« FERERIR EDRFR

&7 FEOHHMEBIMEIDERTE

» Rare Pediatric Disease Designation (/\BfA & BB TE)and
Priority Review Voucher Programs
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2024/3QET 2024/4Q
?Genome Editirég
T\ “\ Therapeutics Summit
o o : g CELL & r‘;"‘}z € = = |
blO RX 1V GENE THERAPY ) FORMERLY KNOWN AS CRISPR2.0
THE PREPRINT SERVER FOR BIOLOGY s U M M I T . 2 OM
CZEERS:

Efficient and durable gene activation by
Cas9-mediated epigenome editing in vivo

E@%: Epigenome editing with CRIPSR-
GNDM® as a treatment platform for unmet

medical conditions
HBEF: 2024 £ 12 H 5 H

w2 3> %: Progressing Epigenome Editors into

BIOPROCESSING

Yuanbo Qun, Talha Albulut, Rapkumar Mandraju, Keith Connolly, john Bechill,
Farzaneh Assadian, Alison Shottek, Seth Levy, Jamie Benoit, Tetsuya Yamagata

dol: heeps/idoiorg/10.110172024,05.03.592438

SUMMIT

the Clinic
/ L./ I(?::\ﬁmgﬁ!ty Summit
REANS
L DOMDL-101 DREFEDEIRIT & SEDERS(CD
WLWC

Nanopore Community Meeting
Boston

| TEY LR BEFrTS RICEBHRRETHREY — KT BUHORRICEENESE ST
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Natural History Study (B 2AFRIBERER) & DLEER
(NCT06354790, NCT04299321, NCT06132750)
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BBBREAEIAAVF v S R T L QYlOQd .
JBC (J-Brain Cargo®) -AAV — | CRISPR-GNDM
MEREENR EEE) o iU
AlERERKER % H[E)C EhE -
dCas9 IES A \.;.o; ...o;
N ey FETS
77 N\ y @
" | L, / IMEEEE N (CIBC-AAVH ER) % T8
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AAVEVTIR + JBC-AAV \ SOR PRI MAAEBIFY
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2024512k MBBRR(BENERER)
2025F LI DBE T[T TR ER— EKEDRER SUTASEHES

2023 12HHAR 20245 12H8AR =R
(A) ) (B)—(A)

TRENERE 1,956 3,617 1,660
RERUVTEE 1,883 3,575 1,691
BEEERE 69 74 4
BESET 2,025 3,691 1,665
i =L 198 117 A80
EE&E 447 26 AN421
645 143 A502
WMEESST 1,380 3,548 2,167
BEMEESET 2,025 3,691 1,665

B &AL 66.8% 95.5%

NOTE

- R TFANEDITREIC KD IRERUTERHNEN

- SRS RUIIR P AEIA LB DR (C KD . BIEEERY. BEEARLE LR,
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20245E12AHI K IABIRR(IERETEE)
MDL-1017 07 5 ADBEKRRER (CEFToEEBIERN ERBD LD, BEERM1,3378HM%T L

(BHM)
20235 12HHA 20245 12H A
(A) (B)

FEING - - -
FEEH 2,370 1,337 A1,033

HIRARE 2,102 1,092 A1,010

REHE 267 245 A22
ISETRIFS A2,370 A1,337 1,033
TEEFZS A2,351 A1,303 1,048
LRAFERIES A2,391 A1,317 1,073
=S

«  MDL-101 DERARER A FTZRIERARIERS KUV ARRERESEFDEH
+  MDL201ZECBHETIV ATSA>OMFTREE (E(C. AGE. HEZOMFARIE.

==

KRE)
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2024 AQRBEDF—MR1> b

1. U= RZJO0S5LADOMDL-101 DBF(E2025FINDZ=E B
8 U CHIFZ it
« ODDHBLURPDDDIETERZE(ODDIZ10AXK)
IND enablingsiti& & GMPRLIEZ X TH,

2. MDL-101 &EHRBMIEA T =X I KD DMDBESE,
MDL-201DRFZBH. STITmOREZTHFERL. TN
TNNRADN <A - DSRADOTOS D MNIIRDRIEEN

3. JCR*tEDHRBMAFNAIE. B2RTY INEIT
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E SR AX—)LERR(BEC)(CBI T Skl
L3 DEPHPITE & IC3 RECOVERY ASSET TEAM (RAT)DIISICL D IBACVEDFRAECHKIN L. BHDR% 7% EUR

Att Complaints and Losses over the Last Five Years

467,361

|

A=)V HRDZ D 2019 s 3.79 Million

L Total Complaints
791,790
s i $37.4 Billion
-. » Total Losses

847,376

o2 | —
o | —
=5 e alal :
KL AA—IL neee 2023 — .
ookl e S
- NS DEES
o |
I G Success to Date = Remakning
W —EPES 7% SRy
Success Rate il
— Million
3,008 Incidents $538.39
$758.05 Million Losses Millon -
$538.39 Million Frozen Funds
wtt Source: www.ic3.gov
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Q1: 15k FREORIE ULITEDERAIRATIH ?

« SHEOSEXEEE (SE 20 EBARIG R BRI T IR LB TNTES 1 4[EFPk
FHIMETINE UE25BATHIZESNTVWE LN, FFvv It
8. 2024F8H7HDVU Y —XB KUOKRERI2ANR—Z (CEHIBASN DI EEE R (ITE
ESN TV e & FSOMIBIRIEOMNERREEZHIEL. BIfl UH
thzfTD2&LEUFEUT

« 185, 2H3BRERDED, 1HRKFRTH43.9%WHIESNTED T IH B
%&@H; DRDICKD . T/IEICHTDHEDRVEH TITESNTNDIEDE

AET,

Copyright and proprietary to Modalis MO DA L I S




39

Q2: BECHEDHEFRIINS 5TIH ?

« HEIUTIKREB(CH D AT EDRDROICKD., ENZESOFEMEITNETD
IREM EICIENARTERVNCEERDTULET,
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