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HEFEEEERBCIRERBRER
ARRUBIRE EICHDRERFT <1

B aBHFEIREDAER

2 s — Ly % XY XY
W FIE RS (1989~ 00—/ VL)

7,000 HBAMKE

m Cancer diseases

= Monogenic diseases

m Cardiovascular diseases
Infectious dise ases
Others
He althy volunteers

Neurological diseases

2,200 ZHRBJHEZR

EE?%E'E’;E Gene marking

= Ocular diseases

s Inflammatory diseases

HFf: Discovery MedicineZz&(CModalis Tx{ERk HAf: The Journal of Gene Medicine (2019)ZE(CModalis Tx{ERk
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GIxEMES VT 1 D55 LARERLLE
GIXHEDEFUT 1 2 EE T ZAE— NTHRET D EFRENTNS

B FHEE (Gene Therapy) tHRFE_FMETAI

US $ (min)
16,000 - 14,906
CAGR 185.7%
14,000 4
12,000 4
10,000 4
8,000 -
6,000 -
4,000 -
2,000 A
27
0 T
2018 2019 2020 2021 2022 2023 2024
BEBEEE (DNAKRNA therapeutics) FUAEEE (Monoclonal antibody) K FEZE (Small molecule chemistry)
Us $ (min) US $ (min) UsS $ (min)
12,000 - (202 GAEIRT g5 25000 (2 6F1] 600,000 - : S sas 85
e — 197,215 508,220
| 8 :
10,000 200,000 16305 187211 500,000 4 116,790 444066 475,819
8,051 - 163,136 399 725 399874 ’
8,000 1 150,000 A 135,722 ' 400,000 4 '
5,795 120,563
6,000 - 300,000
4,336
g 100,000
3,496 |
4,000 2693 200,000
2,040 50,000 -
2,000 , 100,000
o | 0 0 . . . . . .
2018 2019 2020 2021 2022 2023 2024 2018 2019 2020 2021 2022 2023 2024 2018 2019 2020 2021 2022 2023 2024

tHFf: Evaluate Ltd (20198E8AKFRT—4) & : CAGRI32018F~2024FDHFIRER, FRKEF2019~20244FF 1$=110M
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ThizAHIR
B a0 & BEE

US market size*

Trade Name Indication Manufacturer Patient Population (mil USD)
1.6 per 100,000
Kymriah $475k B-ALL Novartis (6500 new cases per yrin <3000
UsS)
Gilead 3.8 per 100,000 _
Yescarta $373k NHL (Kite Pharmal &755)00 new cases per yrin <2800
Roche
Lxturna $850k RPE&S (Spark Therapeutics) 2 per 100,000 <1700
Strimvelis $648k ADA-SCID GSK 0.5-0.1 per 100,000 <324
Glybera $1.2M LPLD uniQure 0.1 per 100,000 <120
Novartis 1in 10,000 live births
Zolgensma $2.1M SMA (Avexis) (Approx. 10,000 to <50,000
25,000 in US)
HEMGENIX $3.5 Hemophilia B CSL Behring 4,500-5,000 in US <17,500
USADEMBA & U TREEN SHE
@ BET/\A 51 FMOEOMNEREE R FRRICTITDIED

(M x BEE = HIGAIRE SRRBCENSTHIZGFIRIIEMDBIENE 2B,
U\ UEMHSEEIES & (CRIRD C ENSEBRIDOMIGARIEOHETE (SRS,
—75C Ultra Rare Z3BD/RFNIF US T $1B. WW T$2B//EZEBLL L (FRIEE,

HE8: National Organization for Rare Disorder, &tt7Rk—AR—Ath
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3. [t]57RU\CRISPR] CRISPR-GNDM®#iflT : J —~R)UALFE

E{EFHlE(E CRISPR DHHODFhEF

2020€E1087HIC ) —RNIVEZREREIAREED ) —N)UELEERESY ) LRERIT CRISPR/Cas9 &
FIA U T HEATREAICES T3 EFHK

SEEDIATHD>TZI7— - I RFELTEIRERDA>FEI1—ICT

Q: 518D CRISPR OFEIRFEEDEF (IAICIRD EBWNEI M ?

[ 1 DOIECEBVFDTNHDETDE. F ) LRELSIOFIAIC
BBEBVET. FROESJ ACKREEHILDNADZ(LESZ D
TIFE<,
RODCEGEFZHIHL T, ZNSDELFNSESND
)\ ODEET FO—-ILFT B LETY,
THSIFCRISPROFTULVHIRBACIRDEY . CORMfIREDS Z &Lk

D. DNAIZIEZENRE (b ES5X D B> rO—)LETX
DEVNSDIFIERICKSIIRT S vIILZIFE > TLWBEBWET, |

-Jennifer Doudna, Nobel Prize Winner on CRISPR

Source: “Fresh Off Her Nobel Prize Win,
Jennifer Doudna Predicts What's Next for CRISPR”

[ CRISPR-GNDM® ]

HB8: Future HumanlZHITD-1 > E 1 — “Fresh Off Her Nobel Prize Win, Jennifer Doudna Predicts What's Next for CRISPR”

{
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[t]5730\] CRISPR $%{if = CRISPR-GNDM®
BIEFORA Y F 2L TEREITD

CRISPR-GNDM® (Guide Nucleotide-Directed Modulation) platform
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[ i
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I
HE SN U [
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|
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3. [tI57RU\CRISPR] CRISPR-GNDM®#ii : CRISPR-GNDMMDXES A
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BikRh S5£B([Cis5 HBHMOMICRE GNDMARAYFEUE
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e
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- . ~
gRNA dCas9
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3. [t/ \CRISPR] CRISPR-GNDM®#iHii : IR 3>

CRISPR fEIFKICHSULVTE Modalis (F1=——ORBUHRSS 3 > &I
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RS il ]
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Editas
Intellia Beam MODALIS
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EpicBio
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I EHURLER. TEME. OEEDINHCENLTVS

B FIaEOX SRidas

4 AR AR _ U, .
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FRAR R
(Z5%5)
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I CRISPR-GNDM® il EM DD R E—F o« —[CIRBEEEHEE S

—RIJOF O EENIEBTROU—=-209370tX

i — % — O

sgRNA design Oligo synthesis v
Cloning Lentivirus
Doee — — AL — .
Myéblast 3#4% *E’E
cells
Transcriptome wide off-target assessment Sample processing & data analysis
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AAVAS S — s CNETIEAAVL, 6, 8, REDFFANRI ST —%EH5DD
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3. [tJ57RUL\CRISPR] CRISPR-GNDM®HiT : AAVART S —DKR S /aFefitiseih

5 H Capsid NDBITIIRFARDERTH D, RENICEAVUY MHXEL)

MDL-101732 EFRIREB DR S
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SHNE U BREMNS D IE

3 ' ! ) |
ElFBNun =} ’_’ _
CEB5M
BT

l

; ' ‘:‘ : m’ x.}"\::; ____ =it ] %ﬁﬁ COpSid (Cf%‘?@'%ict(:d:'o\ EE"J
X m ffes \DEERE FIFSNBDT,

O wrzscostLLCETBC L
72 < BRI ADRERE HFSN

2D,
- @ O RunsstT i pERRSEE

BRI D ENAIRE(CTRD

nEe= &S RESHIE — > (= ==Y
QT&%%%J:H_C%W/\@LEE% PED s FEREN(COXMEICEAIY MHELS

" “ : ::+
7 L =

Q BUMRCRERRSEESSD (CHE5ES

e did R I 54
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BEETIL

NALTSA4 > DIRR
MDL-101 (&20234ERT4£D PrelND ERZE(CHIT TS

MDL-205 (CB8§9 D 77tzw ROBEBICBUTR— NI AU ADRE ULF

BRSBTS 2023/12 | 2024/12 | 2025/12

"MDL-201 B

4. )\ATSA>ZDRR )\ A4TS1>

:

A bk %

MDL-202 Rifizzsssd
VBT LAMA2-CMD

AR

MDL-104 AP VAC =
MDL-105 geienv

BHESIL
4TS~

RS

TS TR

IEERERIER. AUBRARAAER. MLiSRE

—

JEERPREER, BUERPRALER. WiSELE

Pre-IND fiing IND filing
: Pre-IND filing IND filing
Pre-IND filing

*FPESNDVAILAR=2ARD MIFERIBIR TH D KRGO TEESNDEREMEN DD XY,
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MDL-101

MDL-104

MDL-105

collaboration

IP and others

v

v

4. )\ATSA>DRN :  FREF ESBTFESNDIVAILA—>

FINES L SEPESINSIVIIAR—>

20225 DiER

v INTERACT =—5« > DEl

v =4 MEIREY Capsid BEgA\
T

v #8Y Caopsid TH)LiE&RZ Nt

) PoC Z21EFEDREETILY
X CHEYL
) ARAEREEIUER & SRt

EAIDUIERET 00 5 A& UTIESR
MEOERE(CTElF /2 MDL-105 (TTN) %&
ENI

MDL-205 D8] PoC ST

ASGCT (5H) KU CureCMD O~ T 7

L>X (6R) ([CT—5FEK

St E T AT SR ENHEFETEHREUZ
[1— bOT« 2B FaERNE U

DA BOT 1 —DaEE] MEARTHET

=ik (2022665H) « RKEFHETTLDE

EE7ZoR (20226F6H)

SEFESNBIIVTILAM—>
O PreND=—5F 4 >2JDUOITRX ~
J74U>72 (1Q)
O YLD —9FEK (2Q)

O YILT—FFEK (2Q)

O YOXREFT/LCTOFME (3-4Q)

O 2050t Zz5E T (1-2Q)
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MDL-201%0202 YU —

4. )N\NMTSA DR : MDL-201 /%202 <) —

MDL-201 BT MDL-202 (&, St REBHEFEE TH D, sFHlETFEEDED,
IN— " F—D 7 AT S ARFERRA S (CH VW TERRICHE T CRAFRZ Eim,

HFEFS DLHR LB DZHR e G NS
CRISPR-GNDM®Z FAL Tz ARy B BEEE (C B9 D s ah224Y
Exclusive Li <EZHVHART>
VAT S A EEMR AT AXC usive 'Tcense 201938268 | 2019838 26BN S IARTHOOA Y UF 1 —ZHhZTH
greemen (O 7T —HAR : RSSEN SRS 0FRIN (MRS T
HZET)
CRISPR-GNDM®Z AL\ 2 BB OHE B8R (CRH 9 B3
SRR
— — S ausmie—tasy | EXClUsive License <EZHIHRRE>
VAT I ARSI =L Agreement 201945973128 2019F9R12BMSINTOO(VUFT 1 —x2ih5e TH
(O1YV U —HAE : RN SFRFER10FERINX (IFETE T
HZET)

=% o T AEH TIEEZ—FERONAILA b2 OEETTI8UEHU LD = fiitE L TH D,
ZTOAMC EHIRDTT LTI UEERSEOMVILT 4 DERESNTH D, AFEODES (CUIZN > THHT
(ISR ZEERN(CEBEI D E(CRRDFET,
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4. )N\AMTFSA4>DIR5 1 MDL-101 for LAMA2-CMD

LAMA2-CMD (B14a:CMD1A, £XEFHSA MOT 1 —1ARY)
LAMA2 BIFDEER(CEI > TEUIEERHZ A MO T4 —D—FE

MDL-101 bty 1 in 30,000*
10,000 in US
LAMA2-CMDICX1 9 B8y y .
InoT7—2 > [ oo e
SAERD S BEE
JRHE BEHAZBX CESE . EELHIMET
SNIRVEEHNZL) . BESEE T
SEIMV=ETOreE )
RARHZETY
DAL, BB
RE&A LAMA2IE{EFDER

hiZFIE S500MBL _E

Source: *Ophanet
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4. I\A4TFSA>DIRR . MDL-101 for LAMA2-CMD
MDL-101 DEH Y —

> EIRR

B 2EDEIESIL (dy2j and dyW) MNUNEEENW(CH T DIREE
« GNDM DFOFIIBE FE(THDS LAMA-1 BIZFNRUOT /D00 FHER
o HIBEFR. HEENMERUN I XDEFIERDOMHER
o NWOXRICHBUWT 2HEICHIZD GNDM OFRIRFFHGZ R

B 5L/ 0Ov hMEBRICBWTIRSENRURERICD 7T AA > bz Eh

B CDMO &H[ET GMP &&(ICmiFT=7 Ot AFHF

B FDA & INTERACT =—5« > DEE (202267H)

B Capsid DZEE (20224F9H)

B RE! Capsid DY IANOT)IVICH T DM ERRIE (20224128 FatR)
o RINRN—TZH. LAMA2D ERZSOBENMEREZEES L TLD

B MR Capsid BE(CEERSTOLTREE

B KOL EDFT 4 APy a3 zRClEREEROTO NI —ILO%#EE

B pre-IND =—50 >0 T7A U0 (2023FR (RILEHRE) —38kKENE)

> SIEDFIE:
m IND enabling iit#& (GLP tox and PK/PD)

B GMP [CmIFeTJOREREY/rOY RS
KOL: Key Opinion Leader (537EFDEFIZR)
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4. )\MTSA>DRH : MDL-101 for LAMA2-CMD

LAMA2 H#HEDHKICEKD LAMA2-CMD ZFEYI B

IEETRLAMA21HE LAMA2DHERETH <

LAMA2 g~ bW IR

LAMB1 LAMCI

- BRARICIE < FIR BERBERFDZ NOT 1 — DB B
ST 21 1SR
- BFRRINER N LA SR R TRBESEFRL

c SZAROYURS EASFHIUS DD
EEmECES

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




4. )\MTSA>DRH : MDL-101 for LAMA2-CMD

LAMA1 [ LAMA2 DigREZ RBETE B OB CTHEES SN TS

(3'-]'42';‘2\20) LN 1o 4 Coiled-Coil G,G,G,G,G

Laminin «1 chain reduces muscular dystrophy

45% Identity /.75% in laminin «2 chain deficient mice

Similarity
Kinga Gawlik', Yuko Miyagoe-Suzuki®, Peter Ekblom', Shin'ichi Takeda®
LAMA '| and Madeleine Durbeej'*
LN gg L4b g L 42 Coiled-Coil
(3,075 a.a.) NI

Laminin-111 Protein Therapy Reduces Muscle

LAMA1 Pathology and Improves Viability of a Mouse Model
of Merosin-Deficient Congenital Muscular Dystrophy
Jachinta E. Rooney," Jolie R. Knapp,*
Bradiey L. Hodges,! Ryan D. Wuebbles,” and
Dean J. Burkin®

LAMB1 LAMCA1 LAMB1 LAMC1
A mutation- mdependent approach for muscular
dystrophy via upregulatlon ofa modlﬁer gene
™ -'u| .| l- b|| l\HJI \l kw d' UN «‘\IH.A) ku.lr IlklILI.du
Laminin-211 Laminin-111

AT ORIE %\ i2: 8

{
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4. )N\AMTFSA>DIR5 : MDL-101 for LAMA2-CMD

LAMA2 DZEFEICH U THIKEETD LAMA1 ZA(CTDHIET
AAIDHEEEEZITS

LAMAT ELAMA20DHERIFEIR 7510

LAMA1 LAMA2

CRISPR-GNDM® TEEI> T b

W RNA 5> )t RNA L 52D
- N5 o RAPSHERE
PISYSAER _—_ (O
—___ 9 -~ ESEMHLES 1L —5—
w ® ® ON BRTET_R=
FRRRCUEEE (o] (o ~ ﬁﬂ(‘% E\éi%\\m%
mo G o 74 KRNA =
JHAEZR le- lo- |
B U @ @ NIV
EE ) o
s o ¢ dCas9 L
AR RO SR o o
544 o o I
JLoxT] p
LAMAT ELAMA2 > (OOl Ng_LAMA2, v
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4. )\A4TS4 DKM : MDL-101 for LAMA2-CMD
2IEDEMCHITBIREEZERET. T OCARARR EREDEIIZ SO AIERAR
BRICOIFTZED A Z HRI8{L

CRISPR-GNDM®DEGARE TD/ LR

FEERPREER
In vitrozt Bk EYIPoCiRER R,
O o B PREER
(ROU—Z2, 5Hif) (in vivo) . ‘ L ‘ g
% GNDM w/ A4 RRNA ROYU -0 EEXYIR || maers)) RPIE %
Y ORAR HA RRNA (MAEtk. PRESEHRR) (FEIRHESR) - SR
) ALs
m GNDM w/ HA RRNA RO U—=>4 EIE%PL”’“
HIUHR 73+ KRNA (ietk. DeEEER) | P
J RN AR
FHE#E
GNDM w/ S e R AR
E MR 1 RRNA = . - > RO MEHER
(fRRER. #IEEHR) fRAfT
- )
thXBﬁ%} SHOY L Gmpmis
==
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N AHERCIIERDE U L \HEE

Bl (C KX DiEH

4. )N\AMTFSA4>DIR5 1 MDL-101 for LAMA2-CMD

O{Eh#ERENTWND

40 -
- . dyW ¥R (FE/R LAMA2-CMD
=1 . EFILYIR) [T GNDM (RFRH
= oo 7 ORNA BT LAMA-1 [CH—4w RT3
g 20 e ORNA (/SRS ) #’5,
N O ]
B 40- d . SN S34ERBEICIBNREBE
. -
0 ] " pooo—.-—
2% Y. X
& B & S
P © 4&9% &
I IZRRMDL-1013%58%
{ RS OME(CIIR T, IR s SR N ]

3EFAIEDFIHE
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4. )N\AMTFSA4>DIR5 1 MDL-101 for LAMA2-CMD

EXEBHAMOTr—1AE (LAMA2-CMD) DOBERR

> LAMA2-CMD BRZX(FIHREICLK D> THEERD.,
[EHEIR BB IR LTV,

B CMD OBRXR(ITFEEDL>2EETNTLSD
« 10BADIZD1-9A
B LAMA2-CMD (& CMD DfI30%EE=NTULNSD
3BAICTA*
(772U, thigZENHDESNTULD)

CMD

=1RAAICTA

LAMA2-CMD
= CMD®30%
=~3AAICTA

CMD: congenital muscular dystrophy (SERMAH X ~OT + —)
*HH#: orpha.net
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4. )\MTSA>DRH : MDL-101 for LAMA2-CMD

RROBZH>A FOT 1 —T3HS DMD LDLEETIS

W May not be amenable to exon
skipping

W Other exon skipping

mExon 51
mBEZU) Exon51DZEE E(ZZE UFRIE

W Exon 50

DMD
=3,500 A (CTA#

xon 52

xon 43

xon55

xon8

exondl
=DMD®D#713%*
=#92.73 AIC1

DMD : Duchenne muscular dystrophy (F21 3T > XBEHZ ~OT 1 —)
*nttps://www.cureduchenne.org/cure/exon-skipping/
#Source: www.orpha.net
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4. )N\AMTFSA>DIR5 : MDL-101 for LAMA2-CMD

INTERACT =—F 1 0BV

m FA{EREE © 202245 7 B4 4]
m RS

m 45U XAIDSEFIRHOT O 0 MEIAUER (CX LT FDA B XE EEEZITD
H/_E_C Web Euiﬁa(c__CFFﬁ'fE

BEETEELT
- BETOCAKRUEOEREGEOHEmSECDILNT
- EWPEER(ICAAV 2 CERRRERICAAVWIEROEIRME(CEITBZ3E X HICDNT
- BWEERZ RN DEMWIFEIC DT
- BWEER(CHOS — MERZEFES CEOFHMC DT

B UO\INEESYYURXDEFTADEIZETHD., 5TE UL CUVERER R URFETE (CKIER
ZTEEEIES5ITEHEDOTIERUVEHIBA,
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MDL-104 for 7O A)\F—
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4. )I\A4TSA>DIRR : MDL-104 for A )\ F—

BIAINF— (7VILYI\A X —IR"5E)

SFODTUEZRE &I DHERITRE

MDL-104 RS

MRS DES vy N

DL FBCECED. ~ e

RIS ERD

> DinE T hE
BE
A

65m L EDIAICTA*
(2T T550055 A)

FIE%6-8F THEAT

=S SEFTBE. SHEEE, By
Y ICRPEE Uik = (EKFCROPILERE) . &

DOELIAFH. BROET. BC

BE. THEELRE

BRRIEZABPHIDZ4E « APO-E, PSENT, PSEN2thZ2#00i&
(CFERENRE
s WIS NDOEEEARDTLEZED

S4.2B 20224F1R7E" - 20304E(C(215.6B & FA8

Source: * Alz.org (77)LW) \A X —BERAIEDZS) #Grand View Research
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4. )I\ATSA>DIRN : MDL-104 for 04 ) \F—

MDL-104 DES B —

> EHEIRR
B hTou ¥ AN humanized Tau ¥ X TOHi
— R ONBEE TD Tau DINE =R
m H)LICH(F 3B BioDistribution (A3 fR) study DFIA
B KOL EDT 4 APy 3> B UIENREEDETE

—AD (ZIWWYI\A~X—BIZRAGE) DV FTD (BISE{AISERYZRX0%E)
BRI, MANDRESIMI. EEDEIT. SHMOEESRENSHIRL
> SEEOFIE:
m H)L57—FE (202382Q)

hTau~<J A (MMAPT_ w277 K, hMAPTRS > X2 T=w D)
humanized MAPT ¥ X (aka MAPT (H2.1) -GR = mMAPTZhMAPTIE(LZF(CEHR)
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4. )I\ATSA>DIRN : MDL-104 for 04 ) \F—

CRISPR-GNDM® [C&D T Tau ZiHIF S MDL-104 D> T

o~ GNDM-Tau \\

[
I
I
I
I
I
I

ESHHET |

I Tau EIRER
. B F— DIREDETE BN R o ngw
Hl9BIEHIC Tau DEFSZEIFEI L. Tau 5> |
INDDERZENGHI T B, OO Tae T A

. GNDM-Tau ZHESRINDTOE—5—0% L\ e
T T. AAVY9 &BDWERIDF+ T Rz
N TSR (CRIRN (D25 5.

- ICM (BBZM : infra-cisterna magna) &5 -
I Lo TIUPICEIEIIR AAV DT U/ —7% 5‘“

1TV EEESCHSIBHOREZEE T D

AAV vector
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4. )I\ATSA>DIRN : MDL-104 for 04 ) \F—

Tau (9) N7 IVYINAI—RDEI—T'Y & UTEEZ
£HTWNWD

> FEAEAAE: 5-6 / 100,000*

> Tau (E77)ILWYI\A X —ROMBD S I A )\ F— [CHBUVNTIREIR T
M E OB RSN TS
B Tau OSEENMHE L (IR, ST A0k, HIFHIRESE

IES/EhZR
EFETBEEZIBNTND " s
u /5/'77r/ (F—FZ < DEBLREESD f ‘\4 ERIUES
AD (Alzheimer's Disease: 7)Y \A X —¥R ) \ )
« FILD (Frontal Lobar Degeneration:BIERAIZREEZ4E) Ba " %
« PSP (Progressive Supranuclear Palsy: 4T I?J?leilﬁfﬁ) (P>
« CBD (Corticobasal Degeneration:IE KAk EBEEAZ4HE) '
« Pick's disease (Ew25R) A . o
> TaulFABK DEERFRIIIEE & kO K<HEBIT 728D, ABKD X
GBI T BRI S A B :
> Tau DELRF/ VI (RR) (FEHIULDTZEEZRTIAL) o
> LN T, Tau BEFOi AR ma s 70— o Tawssio
FTHDEWLWRD

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

* https://doi.org/10.1159/000440840 Genetic Disorders with Tau Pathology: "A Review of the Literature and Report of Two Patients with
Tavopathy and Positive Family Histories" Neurodegener Dis 2016;16:12-21
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4. )I\ATSA>DIRN : MDL-104 for 04 ) \F—

I P I I\A T — B R BT AIEER AL A D DN SUES

B STEREDAT FAMER FRREODHEAT

- 65EFL DO A(TT A T SOIE. EE)., =3 M (7B ERE :

. 85REL EDIAITIA ARIREROTETS = s8yrs |
10ANCE R eietebod nggé . sole A~ o=l 68y1s

7T NT3H

NEE), X7 - HERXE., S5E. WT. R
10AAIC5-17A AREECA & ks BaEF) - 7R, [ - 178N, BERE ~7 yrs
US—F> VDL SIER)

S, HEARODZEAL, DR, 58EE

RAMED?-10% AEEEE & AIGEES Pt ~gyrs |
EEEER I]lé.é%lflolé()lilolflPlslpl EEEEE R EEEEEEEEEEESR I“I,\;JI'I A EEEEEEEEEER Ié[‘;ﬁj\‘%ﬁ*‘%&gﬁﬂé‘a‘;{‘&‘%‘\‘,l’é*‘%‘as;gg{‘t‘\.)%;%.Tj_%\. E NI EEEEEEEESR
el 41.2% 1o 100% of CBD ABGLFSR [%‘}Tﬁ’é’" 3 months
=1 (=1 W | J—\E —_ I 2 53%\ 'E%%'E\ %.\E.uﬁxﬂéalll%z\%@ge\ %—}% WY N
STHEIMSTERMAE 2 AOD0.79% JRRE(C K> TEMIIFARA lepa=. spanecmE= f0:z2==11vi
PSS (R AR 7<BR 28 C—F> Y ARAER A~BH

MHRDZE(L. DDESIAG FHIRDVT

Lkt dge Sl RS (ICER U ADDB5AAICIA REZEHE. BBRE WA, e, BHDIET. AR E 4yrs

AD: 77)LW)\A < — BUERANIE
CBD: Kz BEEXZEEIE
PSPEETT IR I RRE

FTD A1 SA AR BY SR AN AE

BB IRFAN M ERANAE '
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https://stanfordhealthcare.org/medical-conditions/brain-and-nerves/dementia/types/frontotemporal-dementia.html

4. )I\A4TSA>DIRR : MDL-104 for A )\ F—

I GNDM OEA ENEIADTRIRTI(ZEASHVE Tau HIFIHRIR

E MEmaPT  ICVIRS@P2
NIOA l 1.4e+11vg/38

RNA-FISH

GNDM+Tau

GNDM

GNDM

-Tau

GNDM
-XFEEgRNA

MODALIS
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SOFIVEE

4x108

3x10°

2x106 -

1%10%

4. )I\ATSA>DIRN : MDL-104 for 04 ) \F—

hTau (4 > )\ L ANILTE~50%DHIHIH XK M UV i8S TR

Khi(Cortex) B
(Hippocampus)
6x106-
%
% A B_:‘ 4x%105- »
. H
[ﬁ R 2x10° =1
o
0 [
T T T 1 | 1
L =< 2% ¥ £< 23
cz 0% cz 0%
0% €O 0% €O
AAV AAV
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MDL-105 for DCM
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4. )I\MTSA4>DIRM : MDL-105 for DCM

SRTEIDESAE (DCM)
TN BT ORERE L &o T LB LHORE

MDL-105 TEBE 250-2500 ([CTA* « SEHI20%BDTINOZER(CE > T,
10,000 in US 2 DS BN NIGRERT S
TINEB{FODIEMEEE X
GRS 5 | -60RC
BE &3 3 (C3 3 2R Lol 60m%
MWD I7—AMA>DS
RERDDSDEHE SR #1507 H\Z2SREE « SR & VAT R(470.75%, 5
FE12 & 50%
: =1E3) TIN, MYH7, MYBPC3
‘ DB FEEAM
himMIE S300MEL E - CAGR=4.1%THEL. 20274E(C
Fdiaeyoes T ii,i?"’ (F421MICT2 D EHET

andidate genes: Titin, FLN, F

Source: picture MayoClinic  *https://doi.org/10.1111/joim.12944 #Global Industry Analysts, Inc
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MDL-105 DY —

> AN
B &k gRNA DROY—Z>7JENE
. 4EEFHRE

B RREET)LEM)EEA
- TINERERETILNIX

B EFY)(CKD PoCHRELEICEF
- BAPSEIREVF - TS ROIRA

m AN RIS —EDF 1 XAV 3>
> SEEODFTE:

B YOXRXETILTOFME (202353-4Q)
B DCM FBEHFRHAEIC K DM
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4. )\MTSA >R : MDL-105 for DCM

Titin (& MERATRADS >\
—AAV [CEAS TS THREATEE

E b TERRDSY>IND

35,000 7=/ / cDNAS - X17kb
« 363V
o YILOAASHD) & U THEE

AnlEiiiheE

E FOAKRICKREB(CFE HILOARS
SASETOFICTRWTEINTIE

BICZW\WS> )\ g S NG —
B ABMHTIE£90.5 kgfFE . NI SA> KNT 1 SA
Titin =FIF> ==A>
\

~9ORDERISREZR (TTNIV) e RIS
) > 1=

-7 4 R (= ‘>

MODALIS
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JOAV k32T~
TIN DD =X MMCK D> TIEERYILOASEZOIEETESD by

GNDMIZ K BDDCMEBEDVEZIRER

4. )\MTSA >R : MDL-105 for DCM

DNA RNA S )\D
( — Q @ | -
s DA NN ) — —— = & IR HAER!
fEE A pa— q» » @ ‘@1@@’ » 2%[_;3%573‘
k @@
e _ @ 6) 6 -
TINtvE DPulELT © g AR
_— HILOASH
893 WEQ» ;_— T)t)Xa’%: 99i9 TR » iz
DCMESA _I - FMRNASR e
> — iyl <
GNDM-TTN
GNDM-TIN PN T T ———— % @ —
ERUTZ - — 5 S LA S
B S = et em
L il P )
{
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4. )I\MTSA4>DIRH : MDL-105 for DCM

{a[# CRISPR-GNDM® [C LD TIN ANDO 7’ O0—FHhSEMRDH ?

« TIN Z2£(d DCM ORENERXITH D,
. TIN Z2(3% DCM fEFID15-23% (CHENB,

e TINtV IERZEF> MR T T (BEePAE) BETIIRK/\TORLEZETRERT
DD

. HEEREARER

« TINBAETEDY2/\UTHBEHIC, BO7TO—FHRINETICEL

/2GRS el
-

CRISPR-GNDM® ([CXKD TINANDF7ZTO—F(F1=— IO DERNL =N E
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MDL-206 for T>> T )LV > HEIRET
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4. MDL-206 for T>> 1)L NEIREE

IR VIEREE

« T>2T)LYEIREE (Angelman syndrome: AS) (3FTEERD1.5AANICT AHBUN
(F. HFRP TS50 ADEETADWNDIHRMEELTFIEETT .

C DIRFBDIFRH SEERFRDE 158488 £ (CdrD UBE3A B FDMEEERKRICL D TAE
UE9,

« AS (FBERE. EBEHDWNETSY — - Do UIEREHROIERZEULE T

« AS (FEIR6 - 12 A. TEZMICED ., HEDIEFAE U CTEREOIRMHHEEDEN,. TA
MAFEE, KBIEESENES Tckct?i'ﬁtb\iﬁ'

HE8: Angelman Syndrome Foundation U EHRIE#HRtT >~ —
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4. MDL-206 for T>> 1)L NEREE
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