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(1989~ 0—/VL)

7,000 HBAMEE

= Cancer diseases

= Monogenic diseases

= Cardiovascular diseases
Infectious diseases
Others
He althy volunteers

2'200 %ﬁﬁﬂﬁgu Neurological dise ases

Gene marking

HEFEEMTRE

= Ocular diseases

m Inflammatory dise ases

=P Discovery MedicineZE(CModalis TXVERK, tHP: The Journal of Gene Medicine (2019)ZE(CModalis Tx{ERK
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Bz e’ (Gene Therapy) tH5RFE EREFH

US $ (min)
16,000 - 14,906
CAGR 185.7%
14,000 A
12,000 -
10,000 -
8,000 4
6,000 4
4,000 A
2,000 4
27
0
2018 2019 2020 2021 2022 2023 2024
PREZEE(DNAKRNA therapeutics) FUAEEE (Monoclonal antibody) K5 FEZ (Small molecule chemistry)
US $ (min) US'$ (min) US'$ (min)
12,000 - 20 LI 10 651 250,000 + (2 cra] 600,000 - S 545,585
- - ﬁ__‘/
197,215 508,220
10,000 1 200,000 - 176 325 187211 500,000 aaa 066 7>
8,000 i 149757 0% ' 399,725 299874 -y
! i 150,000 135,722 ' 400,000 1 ’
5,795 120,563
6,000 4 300,000 -
3,496 2% 100,000 1
4,000 1 2,693 200,000 -
2,040 50,000
2,000 , 100,000 -
o o 0 . . ’ ’ ’ ' ‘
2018 2019 2020 2021 2022 2023 2024 2018 2019 2020 2021 2022 2023 2024 2018 2019 2020 2021 2022 2023 2024

HFf: Evaluate Lid (20198 ST —4)
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lreek Nerms Indication Manufacturer Patient Population Us mque’r >12€
(proper name) (mil USD)
1.6 per 100,000
Kymriah $475k B-ALL Novartis (6500 new cases per yr < 3,000
in US)
Gilead 3.8 per 100,000
Yescarta $373k NHL (Kite Pharma) (7500 nem ﬁcsj)ses per yr < 2,800
Roche
Lxturna $850k RPE6S (Spark 2 per 100,000 <1,700
Therapeutics)
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)

Q FUSADZESEA & U TREBRNSHTE

M x BEE = IR &SRB ENSTHIGHARIIEMODEERE 2D,
UH\UERRMHSEREES & (CRIRD C ENSIEERIDOMIZRIEDHETE (SREE.
—7A CUltra RareZ BT NILUSTS1B, WWTH2B /=B LA _E (X BTEE,

H#: National Organization for Rare Disorder, &ft7Rk—/A/R—Ath
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CNS(ECRISPROFTUVHIRFEICIRD X T, CDtTefES 2 &(TK

D. DNAIALZERNRZ (L ES XD EELMEOI> NO—)LETR
BEVNVSDIFIER(ICAKETRNT v ILZIF > TLWBREBWLET, |

-Jennifer Doudna, Nobel Prize Winner on CRISPR
Source: “Fresh Off Her Nobel Prize Win,
Jennifer Doudna Predicts What's Next for CRISPR"

[ CRISPR-GNDM® }

HH: Future HumanIZH T > E 1 — “Fresh Off Her Nobel Prize Win, Jennifer Doudna Predicts What's Next for CRISPR”
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AR &g FHEE HE

I,------------‘

; ESI1L—5—

[ I

I o

I

I A~ EEFDON/OFF

I 4

l ,

i . S

| |

I . S :
hEEgInm< Uis [

J\H= I

: dCas9 i

(VDERETER L) l

\
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3. [tI57RU\CRISPR] CRISPR-GNDM®#i7 : CRISPR-GNDMMDiXIETE

CRISPR-GNDMPDIXIES iE
AAVART S —(THEE U THRRIO B OHEIRISX DAL

fRas R (C
EREISE S
B>

+GNDM

AAVICNNY F>D B3 L GNDMAF (& B8 RaT
ik S2H(Cis BHNOOMRICEE GNDMHRAvFatlE
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3. [t)572L\CRISPR] CRISPR-GNDM®Hifi] : X —SEUF+

REGNDMIZR T —S T ILizmh

=Y MIEDEBTT AT DDIEGRNATZIFT T, HED/\—VET7Yv>TILTDIET

e
x
X

- / -
gRNA dCas?
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3. [HJ57RUL\CRISPR] CRISPR-GNDM®#ifif : GNDM

GNDMIIHERERK, REMEESER(ICHULTAMRZIO—F

( EEHEEDEATH I BERICHLT 7( R DS TR BERICH LT )

. i W|B—7=
single I EROBNNT
i FIFR PRI
: ) RNA [ F2/WUE
3 l
c |
(e !
-
=
=
© :
= 1DOERT LIV #BHoIE— AR
: i ﬁ i
o.
Si RNA > )\ (1K)
A Edci-’r;i'r:lg?x D) YFER NIF I
diversified KD+
small Gene Size Large
N AN Y,

K/D: Knock-down
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3.

[t]] 572U \CRISPR] CRISPR-GNDM®#fil : /RS 3>

CRISPRABIKICHB VT EModalislZ I =—— I 2RSS 3 > & gL

CRISPRB LN E=FHlHIsAEICHIFBD RS g=F

RS

y=lir

B
B

Editas

Intellia Beam

CRISPR

il

(TESIRFTa v IiRE)

MODALIS

Sangamo
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4. NEVYD
MDL-101 for CMD1A
MDL-104 for I A )\ F—
MDL-206 for T>> 1 )V D AE(xEEE
DY —5'Yy MEBODESREE L >FIAN—>3>
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4. HH O NEW D

RREAFREDIRRICAT I —

» MDL-101
W (SLREHER (Cal T /o tEstiR = 2w - SEHEHH
« GLP-ToxZF
B FDA EDXEE (CET CE a7z Fia
 INTERACT meetingBR585t T —2022/7 [CHHETFE
« Pre-IND meeting®H:5 4Q
B DOt AHRETH

> DI\ TS1>
B ¥TARDSY —5y MEE (DR EmRE) D EE 1 > Fa1X—> 3>
B MDL-205 Eisai& DIt ﬂﬁﬂn%’*l_‘m':lﬂ
B MDL-204 HEAFTTDIET (2022/1/7% k& QRAZHR)

> At
B ASGCT* (2022/5/16-19 @KET>> h>DC) (CHEBOEBDRE# T E

*ASGCT: American Society of Gene & Cell Therapy (KEEG T EEES
https://annualmeeting.asgct.org
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4. HH O NEW D

TOMERICEHTIYIU—

> J\—hFU>D
B MDL-101: 3Ot SIBECmT =5« X Ow S 3 > ikt

B MDL-205: Eisaift & H[EAFTERE,
AFREARIFR T1&(COpt-in (Tt R) OHIMZFTE

B TARHEIAR: BEROREE - )\ A ATV IRELEST A AHYS 32 H

> USTRZHLsEREs  (2021/10/20)
B O UVLVKEREDEEED Dz (CCambridgeifxBDWalthamm (CF8Ex

W 13,000sgf (1,200 M) BOMRERD ., CNFTDDiscoveryDiERE(CHIZ T
JOtCRAEFRRERKR(CHEl T ORE = 187E

B 40~50 ARMRE TDRRZ IS ] EE
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MDL-101 for CMD1A
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4. MDL-101 for CMD1A

CMDI1A(ERERFS A RO T+ —1ARY)
LAMA2 BIFOEE(CKI > TEUDEERHZA NOT 1 —D—1&

SeRESARE: 1 / 30,000 CRISPR-GNDM® TO/EEI> 2T b
BN BREFSE

FAERFHE | SRERH DUV (FIEEE s AR

A CBE S H BEEEEEETZIL—5—

BRERAETA: | ON BRCEI— R
e ~ _NTOBH,
SERQRHIDET 44 KRNA BEEEE->TVS
B ERIRAE U () i i—z

LAMA1 LAY

550\ RHOE B
ES)EIRESI dCas9 L
DAE, EE [
. TR ng TLAMAZ, /v
- EERERRMIRIREIC K D BE % M MRS
5N

EHIRE: LAMA2 B FOREE

TP #RIEERtT > 5 — K UFlores et al, Frontiers in Molecular Neuroscience vol 13 (2020) *Ophanetd D
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4. MDL-101 for MDCI1A

LAMA2DZEFR(CH U TSR FDLAMAIZA(CTDILET
AR DKEERIEZITS

LAMAT1 ELAMA2DFERERIFIR D0

LAMAT LAMA2
@  RNA 4> )0 RNA - 5D

CRISPR-GNDM® TOEE 1>t T &

] ulD) l»1 ’ﬂrﬁ BS.I %EH H’a
PSR RAE ) Qe
BN S o o BEEEHEESIL—F—
W ) ® BRCEI— R
PR OTER o o - ‘%ﬂtﬁb B \
- = = jJ¢f l\RNA BE(FIE> TS
ke = O NV
B OB ® " Y
Bt o o
pogre o o dCas9 L
RS RS BREBAEA o o
R o o I_>

LAMAT ELAMARY > ) O DS Ng_LAMAZ "
OGN RS
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4. MDL-101 for CMD1A

X4

2EDEMCH T BRI ZET, JOCRARAFRREREDIHELZ, RFEZSOH
EREREUBR (C DT TTHR D #i 2 FAR{E

GNDM w/

",

NDORIR 734 RRNA

m GNDM w/
HILAR 1 RRNA

GNDM w/
E MR -1 RRNA

45

CRISPR-GNDM®DEGKRFE TD/ X

IJEBRpR IR
In vitroz Bk BY)PoCEHER S
frostaR oo BEPRERER
(ROU—Z=>7, §%) (in vivo) 124w ‘ Pl ’
HARRNA ZOU—Z2F || EBYIR || mppe— PRPIBH R
(k. MRS s || eV } Ry
) 1
FA RRNA RO U—=>2 EIE%;”"‘
(mretk. MemEan)  |(Fhas”
PRPaBh BE
= e
50 1 SR
Z%E'i“ﬁ,j 7,5,%_$;\y - FIEHETE ISR
(WERRK. WMRISEMRD) || ARAT R
- 2
thXF’#ﬂ%} NLE: ) GMPRIE >
==
EE
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4. MDL-101 for CMD1A

INAT 5S4 > DEBIRRE KUSEDETHE

> EFIRR
B 2IEOEEZTETILN IR (dy2] and dyW) TOFHi
« GNDMBDFOEIRE XV ZNITHDILAMA-EIRTF - 2 /)\ODER
o HAEFER. HEER/ (S ASY—DRES JULEFER

B 26 (C1HOTz 2GNDM D FDFEIRFF

B CMPEUE(CBE I DEBRAYIRIEZ CDMOMEEE

B O RARTF — LADOHEE RS (CH T2 &R

B 2EBOYILEERZAAVI E S5 ([CHRE{E =NTZgRNATRIIG

B (EPRAER (CEIFTZGNDMAOEY hOERLD&RE(LERSE(CRIFZOYI1> (O E
EE, BCHDAIEREELRE)

> SIEDFIE:
B INTERACT=—F« 2T B KU pre-IND=—F T (CMIlT =%
® IND enabling iit& (GLP tox and PK/PD)
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4. MDL-101 for CMD1A

ZXEHAROTr —1AB(CMDIA)DBERR

> CMD1ABRER(FIRE(CL D> TERERD., 1EMHR
BEBUIHIES N TLVRLY,

B CMDODBERIREIFEDL >ZENTND
« 108 ABIEDT-IAN
B CMDI1A (FCMDD#IB0%E SN TULND
SHACTA*
(272U, igENHD LN TND)

CMD

=1RAAICTA

CMDITA
= CMD®M30%
=~3AAICTA

CMD: congenital muscular dystrophy (ScXM4FH= X ~OT -+ —)

*HH8: orpha.net
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4. MDL-101 for CMD1TA

RKRROBZHZA FOT 1 —THSDMDLEDLEET IS

W May not be amenable to exon
skipping

W Other exon skipping

BH%L) Exon51 DER & (F(FFE UARE

W Exon50

DMD
=3,500 A (CTA*

xon 52

xon 43

xon 55

xon8

exonsl
=DMD®D#J13%*
=#92.73 NI

foie ~

DMD: Duchenne muscular dystrophy (13T > XBEHT X O T+ —)
*https://www.cureduchenne.org/cure/exon-skipping/

#Source: www.orpha.net

|
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MDL-104 for 7O A)\F—
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4. MDL-104 for A )\ F—

Tau(F)F N7 IVWINAI—TRDI -y hEUTEEZEDH TS

> FAESAE: 5-6 / 100,000*
> Tauld 7))LV I\A X —B KMBDI I A ) \F— (CH VN TR
R OB RENTULDS
B TOUDSEE MM L (IR, ST Rk, iz

FZFEITDEEZEZIBNTLD Eﬁ@ﬂ?ﬁ:}u(g
u /5"37r/ (F—FZ<<DEEBEREREZSD EELCES
AD (Alzheimer’s Disease: 77)LY/\A X —I& ) \\
« FTLD (Frontal Lobar Degeneration:HIZEAIZEEEZ4E) S \\
« PSP (Progressive Supranuclear Palsy: Lﬁlﬂ?d: EIZVEY) SO
« CBD (Corticobasal Degeneration:#IE AN BEEAALZEE g
fiE)
 Pick's disease (Ew25R) ,
> TaulFABK D BEGHRIIEE & KD K <HERIT BTz, ARKD R
SBT3 B AR L) " f
> TAUDEBIEF /WO D~ (RKR) (FEIIDEEEZRT/RL 7%{
» UTZR 2 T TauElFOHIH (SR aBRERFTE 7 T 0O — FILWINAR—  HifLre
FTHBDENRD DHIF e

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. MDL-104 for A )\ F—

CRISPR-GNDM® D% 5 (C KD TTaviE{mFDINHIM BT &E

GNDMiIES

GNDMIEIRS
(AD)

BAThCEREFE
) LS THRB

A 4

VL ?NDW , Bepepo/mEEe /Bl CRISRP-GNOM® TauaIMIA
EAAVICR =T @5 piTave TR <
8 EETF L AL TH

|
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INAT 54 > DEBIRRE KUSEDETHE

> ESIRNR

B Y IRACTHENTY T RBMDL-1040D3% 5 (C K CTauDil$| = hEsR

B & MRMDL-104D7128 DEE/RgRNADIEIRZ 1TV, 4535 % T FE
> SEOFTE:

B EY)ESTILICHVTHEERE (CH T DR EAREE

B i%5)L— hBKLUF v TS ROFIRBHEET
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MDL-206 for T>> TN > El&RE
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4. MDL-206 for T>> 1)L AE(REE

IR VIEREE

« T>2T)LVYEIREE (Angelman syndrome: AS)) (FFTERD1.5AANICTAHBUN
(Z. HARBPTORADEETADWDHRMEELTFEETI,

DIRBDIREFEERRDE 1 SFER L (CHhDUBESAELFOMAETRKICL D TED
i@'o

« ASIFBBHME. BEHDNIT S — « D1 UIHREROIERZZLFE T,

o ASIFERS -125A.TEZMICED, HBEDEIKE U TEREORMFEEDEN, TAD
AFE, KERTEEENIEE Tdct%ﬂ#b\i@“

HE: Angelman Syndrome Foundationd KUERIBHRT >~ —
54
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4. MDL-206 for T>> 1)L AE(REE

CRISPR-GNDM@(C K> CTHIHliisZ IR T D2 LICKD
UBESAEEFDFERZIEELT D

R é\\b @\\% & 4,,’6;)-
S R N a3 VY,-
Q*A 56% %(\O \Q*\\ %(\ 4 ‘@@

ran e o L HH-B W —

A . ® .
BREnT  -O— HHHH—HHH UBESAF—— PP I2IND
~, | —
IXIIN oy -o-LEEHHIH-E—HH—IE —
OHEHR  smerr  -o—THHHHT—HH—E—= L pBNER
UBE3A mutation &7 % i
GNDM
_ . UBE3A
FBEMEHRIC ez I
CRISPR-GNDM®
=L = (2.0, o
aRUEEs BRIELT O—__HKH HHH] rSTOP‘
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4. MDL-206 for T>> 1)L EREE

INAT 54 > DEBIRRE KUSEDETHE

> ETIRNR

B CRISPR-GNDM® (CEDLDFERAVWTEEETILYIRICBW\WTCTO> T NERT = HE
Mo

> SEDFIE:

B EHR(CHITIRFEETBERESUIZOT. B CHREZED > FEEE. &l
AEE, BDFEAEMOES VT« (CIDAFERCH I DEAMEZIASMNILTL
< (o]

B G/ (— U J(CEFTCORDEAEMITLTITD,
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MDY —Ty PRIBIDEELE A >FIAN—S3>
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4. DIEMERE (LR DRRKES

I DR DRSS

EnFIaBEDN KR

o CNF TORREME, X

b SRR (CHN R TOEAEIEA
) T g
e oGl T
o e e’ BR, « LBME (FAAVDEEIRE T
o 2. g - IHEERN (CEOERTRE 2SS
:_J; ‘.!.I EEEEEw o
8 : PL -, + MHOFREE CBESNIT
g : i R N Lo AU Pt > el s VIV 72N
3 2 R §§A« BRE & 723 DR EADER
g Qy): A HVETHE &l
= :oE e “
*sunnnnnnn’ (:T:%]:R,%'_') ° %g’;&d)jl:lg EA%}QA L/Fﬂﬁ
FHaESH T
>
5  Accessibility (REDE#SE) g
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4. DIEMERE (LR DR RKES

(OIRMETRIRIC (IR SEITRESHFET D

BRI OIREER RESNTVBIREEGF

IR BRI D HIZHIE(1HFR) Eha
o S KL i LDLR, APOB, ABCG5, ABCGS, ARH, PCSK9
" CAGR=3.8%
60 ; j § MYBPC3, MYH7, TNNI3, TNNT2, TPM1, MYL2
HJ \ ’ ’ ’ ’ r Y
_ BEREE LABIE FHLT, MYL3, GLA, PRKAG2, NEXN, ACTC1,
50 (HCM)
LAMP2, PLN
40
30
0 TIN, DSP, MYH7 , LMNA, TNNT2, TPM1, VCL
20 HE(EDIC’L,;S’JE TCAP, LDB3, MYBPC3, ABCC9, DES, TNNI3
10 ACTC1, SGCD, PLN, TAZ
0
2018 2026
Ny S e i n g
R PKP2, DSP, DSG2, DSC2
H88: Fortune Business Insight
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5. RNE¥E
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hY ik

J\AT A 2 DIK EES THRERBEE

5. BRSNSt/ (TS5 > DSERDEH

il

=) A TS A4 > DSEDORERM
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INATSA 2 DHEKR

L 3

X SRIE BRI DIEK

#2,2005F2DT—I'Y FRUOERHES

 MDL-XXX
~ MDL-
~ MDL-
~ MDL-

— MDLXXX_

102 _ S RMaDR
01

~ MDL-206

A

-Il.llll.IIl-IlIllllIlIllllllIllllllllllllllllllllllll.

RAVZR—SRADRE
INATSA
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5. BEREEE : GNDMT 5w hTA4 —LADHHE ORI

GNDMI'SY NI A —LDEXE _LEDIFHE

> WEDDINT v )VREDILMND
B £3E F FROBVSEES

> IRER BN S T ERINMERNFETEIMAFT IO
B T=DOh5DmA]

> _J )\ IHh\DEE (CIK R R RIEE
B AT—)L I BHFE
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5. AER¥ES : ModalisdEZFEMEDIBRK CHLADIZEHDIER

ModalisD 1R MEDHE K & Hi K DIz DR

[ EDTZHDFTBF

- BN ORES N\
o NU1—F1—> 05
> )\— b —0¥EE
> FAFEPEREDIETL

(BpR. BIBEER. 2&)
o U—FDIEX
(A, JI— ~Nr—. A#)
- BTSRRI

« M&A /

FEZITREDIE) L
BIFSDILK - TIEL

| e )
=i « FIROHERLEIT
i_H( . Y —5y NOFE
<_|:| s SATHADINNHRZEIAS ~
J

o IRARTOOIREIE
o FTRRETODE DA
« FEFDH5E - 8L

RERAORFE
FrsPRir AR DR

ow hanging fruitsdDifk
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5. BRERE . EERMBOER EILADIZHDHER

ARICLEATIR bOHD S HREEBADBITICIRUT,
KODBERAT—S0— M2sSELU. Go/No go¥llfizddI &ICKkD
ROIEVUY —ADEE{EDIEHICEE

CDMO
A (ZFEFIFERISHEET)

RFSA
z=vi)Wiv ) A W e N \

iy

——————————————

K DEET
7yvITF—bhEnk
J\—=FJL

i
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5. BEEE: BHETIVATS1>

101 (3HEE (SHEES
A2FIANR—3 >NDOFMINA T SA1 > &BIMFE
“ BaETILNATSA>
=ls 2022/12 | 2023/12 | 2024/12
ErRRE :
RN ———— | (N O
CMDI1A N ST RS % IND PoC
: E——

CRARFEIE SA RIS F

I
g

EEENE|
I

~ MDL-104

BIOA)F—

1 RE2FE F

\/

I
|

~ MDL-206

I>>I)lv>

= P EBE% HEI: * ;:L:E £ ;@H‘ /:*
el 117> RE2Kw FEIRAFCREREEN &

MDL-XXX

AR
To be announced

MDL-XXX

DR R
*FESNDVAILAB=2ARD MIFERIBIRTH D RRICIEC TEESNDARENENHDET,
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MDL-201 & 202(FIEESRERBR%Z R
MDL-205(&FERIE(C/IN— M FU DD (CIRIDIBEBIRE

BEETIV\ATS1>
— : 2022/12 | 2023~
s JEREERENER. BURRPREER. ELSRSE
ARV JEERPRER. HIRAGRER. BLSRLE
P SLY DY %

*FESNDNAILA—=2ARY MIFERIBIRTH D RRISIEU TEESNDaIREMENSHDFT
#){— b —DEL(C K D RIERPREPEDER (CBI I DHIMR(G LRV AR ERD R LTS,
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5. BEREES . EXIFR

N—bFVU>DDF5E

« HHDEEMNRIY —RXZHEFRZ DD, —F3 CCRISPR-GNDMO(C K> CTHFE
TEDERBRZRAETDEHIC. URD - TOT« v hbOHBEMATED/(— K
F—Z AN (CIRZR T D

o TNETND/I\ATSA > DMES JUSEEFIEZRF AT, BURERM. K
THDEHIBF=NTTHBEIC/\— b FU DT ZITD,

« I\=bFUZIDERIGSATI R AT 3 iEH5. HERREZSHT
A=T VIRV A7ZE D

o —H TFERORAFEDNEACS KO ROERAREZRIEX T, BHCHEHFE D/\
ONEIRT D TOREIFH. XAF—LZ3H5L TN,

Copyright and proprietary to Modalis MO DA L I S



5. BEREES . EXIFR

IN—bF VSO DEBIRR

BEETIVATSA>
* MDL-201 RUMDL-202: S5 t2> R ZiHEFR. /\— hFr—D77AF S5 RHLICH W TERKR(CEIT TR
Ferm FHEH.
+ MDL-205: FFEIFAZERIF 2 M L CSRER. HREART TRICS > T T BIREOFE.

BHETILNATSA>

« MDL-10T:E8RA D ERETEIRINFHAREITUVVRNS, 2022FED/\— U > JER(ICETT
I\— N — R EORFEST 35,

« MDL-102: Bt(C AT TGP, HMIARREOT TIRERBRNEER(CR>E5/\— U
ESDHTITSFE,

« MDL-104: Btt(C THFERFEEERP., FITUT2022FED/\— NF U TDFT 1 A v 3> %=k
5,

« MDL-206:B#/\1 TS5+ > & UTHEREFEZ#RE. TiTLU Tt XSV IHERFEZN=
FREY

MR ATSA>
+ DEEFAES SUBPIREEE CHEEDS — 5y MBI DI RN ETH.
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