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REET DUEER: 7 TIV—EHETDVED

Aptamer

FHDFICRENICHS T 314D
BR. MBS ER D &ICKY, HifRLY

RNAI

LRENITEND FAEE T 5, ZHRSERNAERIUIEERS =D
T Macugen®, IZERVAY™ MRNAZ DR DIRR, FHNE =
9 BSiIRNADSAEE ClIEIETR.
MRNA R Onpattro®, 75

EHNE T ERUE LTRSS

DmMRNAZRSE(CHRE L. HHREA

BT 3, mRNAHDHEREE G2y

BILFDYVINIBEREITD,

W Comirnaty®, Spikevax®
55

CRISPR ‘
N eV re Y @ PY O

RNAZ B2/ LRSS, IS F
DHREETDEICEDTYVINIBERK
DFIRZ=HIET D,

U CASGEVY™

Antisense oligonucleotide

BT ERUE LTI ER D148
DOEE  AZRPBIGF DY INIBERDF
REHHEHT B,

H5h:Spinraza®, {8135
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R FREDFA:
A=t F D (BREERIRY —TYM)ICHT D7 T IV —DEH

#Nat Struct Mol Biol. 2016 May;23(5):395-401.doi:10.1038/nsmb.3200.
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Vision 2030
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BREFEDES & RFEMIE
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RBM-007  FGF2 BEEYRE (ACH) B
RBM-007  FGF2 SBHRNESEBIEM (wet AMD) N
RBM-007 FGF2 EFRREDLZE (DME)

RBM-006 Autotaxin RS
HEBEMERY TSR (PVR) | SRARE, PSR

RBM-011 IL-21 FEfARIERfS MEE (PAH)

BIERATRASNDEEA:
1) BEARDFERICEY . DMEDZREDIEM
2) REBFIEMDEEICLY ., wet AMDEACHIEESIRICZEE

. ERIRPOCOERZTT,
25



RBM-007 (umedaptanib pegol)

EREIRIZAIEZE X R & U7 BRPREARR
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HEICH TS MERAERmMIEE _
B EEAESERE(Z#H RBM-007(umedaptanib pegol)

2025F4 /25811, SEEBIAEZXIREULZRBM-007
(umedaptanib pegol) WELEHERDF MIEERERGIEES
ZlFEU,

R EREmiEEHIE:

ERE LOBEENSVICENNDS T BEBNIRNZDIC, FIBTIE+DICZDHME

FFEDEA TV RRICHSRAERICEVWTEZEN DRBLRERRZE—HEREERD

B5I CIRMH I SRR DHRFE E U CRIE SNTZHIE

XiREE:

(1) EEERERE - (2R - SREM TR (EFEREM) 2R U CBIEDRAZRITDENTE S,
-BIRNERAHARE  fEER ~BEEHRTAEIHERE CORA A=A
-BIRERAPRERR TEDSEEN T, SHBRIATRED 1/ 210=8EE T

> OHIEZRV. FEFEILBIRNRE3900AM5ZE,

(2) B&E551EE. PMDAKUESERIIC L D185 - IS ZRITDENTET B, FoBHEmB IR TERIERDOFERIDBEES NS,

(3) EFEEBIADBIRE DA REAEITAT 5 BRI C{R D ER (DS 5ODDIC 4 S BRI EREAD 20 % AR E U TRE CTT %,
(4) ACEPEAICRSIFERDEEEN 5D,

(5) BEEHEOER 8E SNARS N EERISBEERREN OFRH5INS,
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BAF |
=] i [==5=d
BB REE NS S LERBM-007 (umedaptanib pegol) . INEDFDERESE

BN SDXEERIT AREZEHTHUET,

Phase 3
Phase 2 ODD HizE
AMED 2{&HM
Phase 1 ODD 3900AM
! AMED 1{868007F

RIERFREAAR
AMED 5843007

) -
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MEEEAGE(ACH, Achondroplasia)

o REEIAIE(ACH) &(&
FOEDEREEF IERERERSHMRETT,
BWSEEENMHEILEE Ao

o HEEIZAE(ACH)DIEH
FGF9 2108 Hs 22 AAFGFR3ICH 2
ZRUFGFR3IC kST, BORMEICNELER
E4EE (FEAR) DTSRRI T L—Enhhy,
BORENHFSNET,

*Horton et al. Lancet 2007; 370: 162-72



FGFR3ZREICL D HFRDEIL

BR

CATSHL ~200cm
syndrome (BzEtesR)

B 176cm
Normal % 163cm

B 150cm
HCH % 140cm

8 130cm
ACH %z 124cm

FGFR3
1HeE
RK
IFE

1ERs

1EhE

FGFR3
TE
null
WT

N540K

G380R

*Am J Hum Genet. Nov;79(5):935-41.2006, Hypochondroplasia GeneReviews® NIH,

Cleveland ClinicE& TolC¥4t TIER
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RBM-007 (umedaptanib pegol) : i1 FGF2 7745~V —

L]
\ /

ZAMEERIITIC L > CIHHERMEEEEHZEER
(t1,,> 24 hrs and Kp 2 pM) 2

Q FGF 20K R ¢
. ®
0 FGF2-BEKRADES a§

Molecular mass (Da)

Oligo 12,437
PEG 40,000
APT-F2P 52,437

31

*Mol. Ther. 24:1974-1986 (2016)



RBM-007#&5IC&LBDACHEF IV I ADEBEDEIER

WT ACH

Vehicle RBM-007 Vehicle RBM-007 Vehicle RBM-007 Vehicle RBM-007

[wr] ssawpiYy [leAA

FER(WT) VYIRS FIUVACHYIRERBM-007XEA%E C18H AEERED 3DV VOCTENR; RESRIDTEIARE. RBM-
IR U2 BRODEFRYR SR, 007 SACHV IR CTIEBEERDBEMNEML., FFER
} (WT) ERIRELARIVISEL TS,

*Sci Transl Med. 2021 May 5;13(592):eaba4226. doi: 10.1 126/scitranslmed.aba4226.

ACHNSVRITZw IV I X(G380R7LIV) (& David Ornitz @ (T7o k2
RF) JURMINIZRIERBFH SEITINTZ,
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ERPREAER DB E

HERT Y1

wERE

Rk HARE

SRR

SHEE

- FEEMEHEEIE F%5(0.1~1 mg/kg)
- FE#E2[0KR F%5(0.1~0.6 ma/kg)

24% : RSB

2020F7H~2021%F5H

EIA. 1HEeR

Z2ME BEMS FUENERE

- BIRER - BR5HL BROMBUKRE
0.3 mg/kgBBR %5 26:8E (Cohort 1)
0.6 mg/kafmBR T#%526:8E(Cohort 2)

12% : 5~14F NRACHEE

2022F6H~2026%F3H

EA. 8hEsk

BE  HSARORROEREEE
ZEME BRMS JFUENERE



Phase 2 EEREASRT 12
R—XT120D Phase 2: s
o | )T ) e

BB Cohort |
0.3 mg/kg/2 weeks
RBM-007
. for 8 weeks
FRRRERE

(BRDEREE) — 12l
for 26 weeks or more

REME BRI SOROrEE
0.6 mg/kg/month
RBM-007
for 8 weeks
FINEIREHLE FEFHHER
TARRBAIARF D FH N 5~ 14mDEBE «  26EE(6nBRE)DERMBREE (AHV, Annualized Height Velocity)®D
BIEFEOMTIC K VB EIZREC RSN TV D EBE Z1t
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Phase 2 Cohort 1/ Cohort 2 D8R & VOXZOGO®EMDLELER

N—=R51HSDFEHEREREE (AHV)DZ{L (cm/year)

N:Untreated , G:Growth hormone , V:VOXZOGO® , GV: Growth hormone—=>VOXZOGO®

LRRS —DEALIE, AGRE
VOXZOGO®HFHIZ(LRLYE
REFL

Cohort 1LV 2ICHIFTBFH
ZEE(X. E3EARICHITD
VOXZOGORE [E%

Cohort 20ADBL ARG —D

ZIENF L)

VOXZOGO®REEEETEHN
ENERIND(2/361)

ZEMEDBRILTRN

* BioMarin VOXZOGO® Phase 3 (NCT03197766) ,
https://clinicaltrials.gov/study/NCT03197766?tab=results
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RBM-007(Umedaptanib Pegol) DEHiESRAERICHITD
Frov B shE

KN—=R 51D DFHEEREBREEE (AHV)DZ{L (cm/year)

1FLLEDRIAEABRICEL Y, Cohort 1 VAR Y —
2BADERKREE VOXZOGOPO ISR E
K LEVKEITTz,

* BioMarin VOXZOGO® Phase 3 (NCT03197766) ,
https://clinicaltrials.gov/study/NCT03197766 ?tab=results
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Phase 2 #8580 PK ¥=ZaL—Y3y

Phase 1 i858 24ERIDZRSICHITREYEET—5 %A\ CPhase 28T —YNDII1L—arvzEEk
5 HR K WUBIR4AER CChax AUCHERIRREISET D

Plasma concentration
(ng/mL)

Week

Cohort 1(0.3ma/ke,w)  +1.5em/y 2,349 592,989
Cohort 2(0.6mg/kg,biw)  +1.4cm/y 3,822 592,810
= CmaxFAHVICESLAL  AUCHAHVICESTS
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SEROAE

Phase 2
BE1EERL

‘ RSB Z IR
@ IND (;5%%) EASE 2026/4/25F:%

Phase 3

<FEHARE>
2026F4HEHE~
2028FH&T
20295 HGEN




Phase 3 EERART 12

R—Z2S51D Phase 3 : EE#55R -
RS } Open-Label Study (n=16) RIS
FRIRRERE
(BROBRERE) 1.0 mg/kg/week RBM-007 for 52 weeks

for 26 weeks

SERRFIRR DI 2~ 14RDEE

7-\\ 3 E = . S 5=~ =~ i N DL =
ERBIREE | R R T\ R | EEMEEE R=2S1 N BNEBARIBBREDLE(LE

* EABRSENENEER - B, 161 E T E
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=2 (Tmg/kg) #50 PK Y21 —Y3y &Rk ERS

Best in Class WFEEHIELT

« Phase 1 #8& 24EFDIRSICHITE2EYBRET—YZHWT
Phase 2 BT —9YNDII1L—yava=Ehe

« BSFAR&UBI4BRE TChax. AUCEYIEIRESE) NERIARER

ISETD
- FEEPK Y2ab—Y3vzexmIlCEAE(1.0mga/kg,w)ICHITS
FRRRROTAZERENE
Growth Rate Steady-state Steady-state
Increase (AHV) Crax (ng/mL) AUC) 334, (ng*h/mL)
Cohort 1(0.3mg/kg,w) +1.5 cmly 2,349 592,989
Cohort 2(0.6mg/kg,biw) +1.4 cmly 3,822 592,810
High-dose (1.0mg/kg,w) | >+3.0~4.0 cmly | 7,831 1,976,930
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ACHGERREDIER#ERF

RBM-007

Infigratinib

TransCon CNP

VOXZOGO®

*Adopted from:
Lancet Child Adolesc Health 2024; 8: 301—-10



finttFAFmE DLLE

YUVIWEL®
ZJ’O071—J)V | umedaptanib pegol VOXZOGO® Infigratinib
-_ (TransCon CNP)

RIBOMIC Inc.(Tokyo) BioMarin Pharmaceutical Inc. BridgeBio Pharma, Inc.(CA) Ascendis Pharma A/S

BRRE e (CA) BIOMARIN (Denmark) ag%%?%'_sjﬁ
E3S RNA7 Fo<— CNPP+O% BT HRIRECNP

. D) MAPKS 5+ JL B (RE) (F;;E;?’m”#_ﬁm% MAPKS/5H LR (R80)
EZSE S Phase II %A Lt (2022%) Phase Il 8T FDA 72 (202652R)
B5GE ETE5(1E/8) ETFE5(1E/8) ZO/S(1E/8) ETR5(1E/8)
D oRow CUmmr o cuan o chan

1 BioMarin VOXZOGO® Phase 3 (NCT03197766) , https://clinicaltrials.gov/study/NCT03197766?tab=results
*2 https://s205.a4cdn.com/224494602/files/doc events/2026/Feb/12/Infigratinib-PROPEL3-Topline-results Feb-2026-FINAL-FINAL.pdf
*3 https://investors.ascendispharma.com/static-files/ac6e8fb8-8ab9-4c5c-b25¢c-14a90f766b48
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521351+ 5VOXZOGOR (ACHARE) (s

US$ Million
1200
1000
800
e
VOXZOGO e
(vosoritide) for injection 200
2022%F
FIFERSE: BioMarintt 200
{50 ELET5,000 ALLED . N
HIDRELONEDEESAD 2022 2023 2024 2025 2026  year

VOXZOGORDafE=ITTL\o*

*1 BioMarin annual results (FY2022-FY2025) and company disclosures, #2 BioMarin Presents New Data on the Positive Impact of Early Treatment With VOXZOGO®
(vosoritide) on Proportionality and Arm Span in Children with Achondroplasia at the 2026 American College of Medical Genetics and Genomics (ACMG) Annual Clinical

Genetics MeetingZ TTIC ¥4t TERL
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R &SRR

ACHBERE D&

R

o ACHaERENEIYT D BEECKE M)

ACH HCH EBEW

o HBEFAEE(HCH, Hypochondroplasia )

|EEIAGE (ACH) EERRICF O EDIEREF D EERERD
BEHERE TIN ACHEVEEIFEETY,
FGFR3EGFICHTLRAEE CTIH ACHEITIZFIDERY,
AFIENS4OKDEETY,
FIESEEIFACHEE#R(1/15,000~40,000) TY,
IRAHV BRI IR B RBFERDFREFAEN KD SN TNET,
*Cleveland Clinic. Hypochondroplasia, Michael B Bober, et al. Hypochondroplasia.

GeneReviews Last Update September 2025., US Census.gov_The U.S. Adult and
Under-Age-18 Populations: 2024 Census, Eurostat DatabaseZ& ol ¥t TIERL



SEOO—RYY T EUREES

o HANBATNIMHDT A —ILHAZ umedaptanib pegol DYXzEkEE

ERS THIREZRRIDN S DI I, 54t
FEDBEA T FEFAMBRIN S HAR
X TITHERDRA

. “ wam —Be
RS RBEIT—ZX  (million $)  (million $)

121%223955 A:ﬁae{‘rﬁés #mA77—< Navepegritide Global Ph2b/3 245+ 70"

22%2;1;5 B,Siﬁgf,fgo BAEUY Infigratinib  Global Ph252T JENE 100

*TransCon-GH, TrasCon-PTH, TransCon-CNPD3#| TO&ER, F /RTINS O PILT 1 FFEF R

e SEpO—KRvvY

2026FA4H~2028F g Ph 3 2028 4% HKREHE s .
F4 F A Phase FEE BIER  5026-28F ERISESEAEAEE

20295 il
o BEAMIT ERANEEEREEEITSH R
« Phase 3ZfaL. EESAZIL—bA

‘ ﬁ *2026F5BKEFR
45
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HRICHIFTD 7 TIV—EZEmAFEDENM

DRI
i
=

7 IV —(IHEEEEIC
@BU7=Modality ¢&» 3

*Citeline Pharmaprojects, data as of May 22, 2025
K LBEIHERK
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¢ HAFRICHITEREEZRE o HFCHIT DIERRPIRE ERAIEDBEE?
PR
PR AHERE
BHEE

TXPIRE. HEPRRTEIRIE. |MAE (XN EE R RIRAFTHY | tERNICEHRAEE D ZE LD NI CH VN BINER

48 *] Jpn J Ophthalmol. 2079,63(1):26-33. ,#2 Lancet Glob Health. 2014 Feb;2(2):e106-16k Y7 (Frk



49

BALINMT 512 EHIRRE

RBM-007
(AFGF2 7757 —)

RBM-006

(3nAutotaxin 7F9<—)

RBM-011
JRIL-21 7F97—)

RBM-008

(3nPeriostin 7 749<—)

BRFHRE T TAISN S/ERRE

MR e

B IR e
5T BFGF2IAEA]

ORI, o0 7 —A° {
DT DEHEEFES B UK :
RI7 F2 B DELREER i
AutotaxinPAEH

REEETA N1 THBIL-21FHEH

B RO EFETS
PeriostinfE=E#

R

e,
o

B ETRER
TR R

wet AMD(P2#7)
PDR. PVR

PDR. PVR.
Glaucoma

Glaucoma

wet AMD. PDR.
PVR



RBM-007 (umedaptanib pegol)

wet AMDZX5R & UTzEakRa SR
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ShBnEmERERE (wet AMD)

o BHAMNEMEMZ M E (S
RO FICE U3 ME I C LY IMRNIRRDIRLEE
BIFRIUET, CNICKYENHEBICENTS 8
BEEEQRVUETD, wet AMD

o BRI DR
MINEATRZ Y, BEFOD
LIS RIF TR =Y
LT, T 5ICHIE ORI -
BRASED & RBDERIC ) s
=7,

*Holmes D. Nature 561:52-S3, 2018 / Credit: Alisdair Macdonald ZJolIC¥4t TIER,



ZHEAEMVEGFE)D Unmet Need
AR DAL (RIEFZEL) U XD

* In the CATT trial, it has been reported that approx. 60% of the
eyes treated with anti-VEGF develop fibrotic scars and
majority of scars develop within the first year of treatment.*!

* Additionally, it has been reported that about 25% of AMD patients
respond poorly or not at all to anti-VEGFs.*2

* Anatomical findings predictors of therapy failure include subfoveal
fibrosis, scar formation or atrophy in retina.

*1. Daniel E, et al. Development and Course of Scars in the Comparison of Age-Related Macular Degeneration Treatments Trials.
Ophthalmology 125(7):1037, 2018.

*2. Zuber-laskawiec et al. Nnon-responsi and tachyphylaxis to anti-vascular endothelial growth factor treatment in naive patients with
exudative age-related macular degeneration: JPP 2 2019, 70, 5, 779-785

o (R b (R ) REZE FHTIT)N
® 1/4DEHICET]

FERERICHITIHER




ERPREAER DB E

Phase 1/2a Phase 2 Phase 2 Extension Phase 2 IST
SUSHI Study TOFU Study RAMEN Study TEMPURA Study

EERTAPSES. 3R 529 M- BERERE(Eylea®) BH1E. ABRETFHATS BA1E. SEMTFERES
HEBRFHAY i;;jﬁ%ﬁ BA1E. ABRTAR

FVEGFETABENHY. 5580 HAVEGFEGABENSY. 55480 TOFU StudyZ5T Lwet SAEOwet AMDEE
hERE RL\wet AMDEZE RL\wet AMDEZE AMDEZE

O 865 225501 55
SAEREARS 2018F108~2019%F6H 2019%F128~2021%F12AH 2020F118~2021%F12AH 2021FE6H~2022%F3H
HABREMER  KE, A KIE. SHEL KIE. SHE REL THER
- . RAMBLUBREN . RAMBLUBEN . BAOEL o
FHIERE . (BACHIREEOZLL) - BACEBEOZL . BE{CIEmhE HACRREDZAE
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RBM-007 DE&k POC(Proof of Concept)#iL

> AR (MVEGFER) BE(CH (T 2REE TN
> REABEEEICOV\ BB ABRIR TR

#AH
Sk

RaFEEICH VW THRIRDAR (R L) IHIA

*Phase 1 Eye; https://doi.org/10.1038/s471433-023-02849-6
Phase 2 Eye; https://doi.org/10.1038/5s41433-023-02848-7

FEER CENILEERRFRICTRVED
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SEROKE

wet AMDICX T BP2ETHDT—9RBAET T

v REICT. P25 5T
v SRR BRIRPOCEXS
v REREBICH VW THEERRNOEE

© RIEN\—br—REE DR
© TAEIVR-TIHDWSHERAEZN DS
- HBBERERN S DEERM

Phase 2b/Phase 3:#&%
DXElE% sHE

BREAICHITS
« TRIRMEHDH
- RAMEE

MR DREZEFF D
First-in-ClassMD#hZ&
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HRICHITFDwet AMDDTHIZ

> FEETHE*'Dwet AMDEEE > FEET7HE*'DOwet AMDDIZ

3,500,000

US$
10.9B

3,000,000

2500,000 l I/I

2,000000 0w a0 oo 20%  year 2022 2026 2032  vear

US$

US$ 7.3B

6.5B

BEDBIR OSBRSS S Y. BEROIE « FRTNTUVEVEGFEND/ ST UM TICE BTHBOESAHE
& BHBOIA BN \
 EEEED RN BT PBE AL, T3
H

*1 AR TPAUN RAY ARA D AZIT TS5V KEDEEHK.
*2 Citeline Datamonitor Hearlthcare, data as of May 20,2024 Z55MD7—9 %M\ HtCTIER.



RBM-007 &IEXR

HabkmEBLEE (DME) (X9 SIEERFRPOCZHfERE
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HEREEDEZE(DME, Diabetic Macular Edema)
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Expanded r_epresentation of
macula region

Normal eye DME

OCT image for DME

HERFHRESEA RS (58 1 8R), World J Pharmacol 5(7): 1-14, 2016. £%&5E(Z84 TIER
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RBM-006 (#iAutotaxin 7249<v—)

Autotaxin & RBM-006 [CDWL\T

e Autotaxin(ATX)
BB, LPC > LPA 2EX935
LPA [T CBI< EBRIEEAXAT A IT—5—

® RBM-006

2.0 A crystal structure of

the autotaxin/AX3 complex
Collaboration with Osamu Nureki’ s
laboratory

Kato et al., Nature Str. Mol. Biol., 23:
395-401, 2016
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RBM-006 (#nAutotaxin 79V —)
In vivo Preclinical data & ftfEiEEEADERH

® In vivo Preclinical data*! (sspvrREFILZER) o {HEIRERE/\ DR GERAL IR E E HER)
Effect of the anti-ATX aptamer on PVR in vivo.

anti ATX aptamer treated Control
b o "

p<0.05

ATXIZRABEEEICH VW TRANTHELTLD
ATXBﬂiﬁU = J: 9, EEJ_ B:F"F{’FFH NERHHND

HeEf= fﬁ%ﬁ'ﬁfﬁﬂiﬂﬂﬁgﬁﬁ ARSREINTVDS

The incidence of TRD in PVR

Histological image of anti-ATX aptamer administration.

FREWNRIIPVROARS THRANIE, HEERFHEEE
HYGEBEDEEEE N vivoll TEZRA

HHLIIREDRIRRRI N I DI NRE AT T ST
THY ., TDFERICEE DWW TCERRFREIRET T Do

*] Hanazaki H, Yokota H, Yamagami S, Nakamura
Y, Nagaoka T. The Effect of Anti-Autotaxin
Aptamers on the Development of Proliferative
Vitreoretinopathy. Int J Mol Sci.
2023;24(21):15926.
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FEIARIEME MR (PAH) & IL-21
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o RERMEIEMERE(PAH) DER w5 R R
IL-21 (5 —0O4F22 1) IC KB HEiRED )T T

US$ 1.35B

* BEE - ISR
Informa, Datamonitor Healthcare ZF\\,
LS THRER 1ER, (2022/6/20)

#Hashimoto-Kataoka T, et al. Proc Natl Acad
Sci USA. 112: E2677-86 (2015)
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Normoxia Hx Vehicle Hx Aptamer

—

Wall/Lumen ratio

l

Normoxia  Vehicle = Aptamer
2mg/mL

Elastica van Gieson stain

Anti-mIL-21 aptamer significantly inhibited on smooth muscle in
hypertrophy pulmonary arterial near trachea in PAH mouse model.
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SR A4 RaptScore: a large language
model-based algorithm for versatile

aptamer evaluation
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