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1. B8RS OB

(1) YHIORE REhE OB

WHIE, PURICHES IR E L THI SN QW a7 74 ~— (BRREKO—FE) 128k L CEIRSL OBFFER
FEATINA T X Fx—TF, Ythid, 777 ~—RIRUCET 2R AN 2EI-Cmik, &R, /U ENLR
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(I77E~<~—AI3] ) 2iToTHEBY ET,

WVHOMEERLSIT (Unmet Medical Needs GRZIZH & T REBEIED R VRBHEBOER =— )Ttz b 2

Ll THY, FOEBROEOORESKEAEE, (A COREKProof of Concept™' OMEEICAIT 2B &L
T, YHEEFEIZBONTOEEA RV AAEZED TEND £ L,

Z DB IHES A LT ICERN W LET,

1 : BeEProof of Concept (FEIKPOC) : #HIRDBIREMEICB W T, REIRAIN L F TORKRRICBWTEK
L7 HT5Z EnREhbZ L,

lumedaptanib pegol] DBEFEITDOUWT

(1) Tumedaptanib pegol] (HiFGF27 7% ~—. RBM-007 DIEES—fE4) 12 X A EE R R DS

Wit Trk, B TAHIR L /zumedaptanib pegol (FGF2IZHEG L. TDEMEHET 27 7 ¥ ~—) %, AL TO
KB O T —~< TR, [HCE MR AE (Achondroplasia, ACH) | & RBHBUINERREEAME (Wet Age-related
Macular Degeneration, wet AMD) | DIRMEIKL L COBREAZED TEY 9,

(1) BAZORIL. M OBEAFIEHRE & O bl
a) #E A AOE  (ACH)

- AR BR

ACHIZRET 2 7 e v = 7 M, ENCAFZERHSRIE A B AREREIFZCE RS (AMED) OBk (20154FE 647 6 4F
R Z5Z0F, 20204E 7 A ~20214E 5 A/t <. EWNO 1ERICB O CE 1 HERRBREZ EN - LE L, S5
(2, 20218 FE 5 M., AMEDO AP A R 3 i E AT L AL B F ¥ & LTl E 1), ACHD /N B
(5~145%) IZBIT D, HEOMOZ G HRAIERT — % OGS & ATE 2 HERRBROWEHREREZ B E L
T-HTHEA S 2 MRS AR, R OMNCHD /NE B E (5 ~145%) TOumedaptanib pegol DA ZINE & 224 2 05 HiHAH
2HAEERRBR L . ZhICH| T E Ehii 9 2 a1 2 FHESR 5RO 3 >OBKRBRE £t L TR Y £,

ACHO /N B Z x5 & 2 miiiE 2 AR ER (261) 2o\ Tid, B, WL L OBEFEHIX o> 8 flizk T134
DEFE AN, 20244E 12 A ITIKIEFI OB EMMANE T UE Lz, 512, BiS 2 FREEAHRRBR O H &Rt
(mA—h1, 64, B 1EIDO0. 3mg/kgf TG, 260) OEHLET W2 LE LA, ZORKEER, BHARED 1
ZEBRNZ54 D H, 34 THREOMBEHEDHMMBHER S, 5524 T, WHREEER (BlZB) 1T
LT, +4.6cm, +3.3em/4F EMBHTHFIHEMLUE Lz, BHRICLELLT, 540G EFHMEEE (+1.5
em/4F, Mean AHV) (%, BUEACHIGWEIEL L CRABINTWE Ry 7 2/ 3% RV U F R, BioMarinthfl) o0& E
SEEIMEEIE (41 Tem/4E7%) (CHIN T BRERT L,
AR—h1EZZETLE6LADI B, 5AOWBREITEMNE (0.3mg/ke) ORTHE 2 HENHRERRICBITLTE
D, ket L CHIBRR OGN O SRRV LEY, £, BHERE (ak—h2, 74, 1E/28O
0. 6mg/kghZ FHEH-, 260) 122\ Tk, AT 2 MHEERBRORIEN S ONTZ 6 AT X TOBENRBR AL L T
BY., BIE2HIAETORENET L, B 2 HEMBEERBRICBITL TR £9, 2EOHR 51320254104 (2
FBTTDTETT,

T, ar— b 1 TOHREEZZT., AFICBIT 2/ RBAERLOREZ B E LT, BEEFBE & O
ERED TR F L7, 202544 A, FAPAEELOREE (0DD) ZHS - LE Lz,

728, 21 E TlZumedaptanib pegol Z#45- L7ZACH/NRBFIZEH W T, ZEMICHETIBEIIRAELTBY 8
/Vo

% 2 : https://clinicaltrials. gov/study/NCT031977667tab=results

- ACHD BEAF IR IE & 3

ACHIZ IR IC & B2 IRE B % Bidk & T A2 /DB T, BAFEHE LR TEE2%1T T £7,
umedaptanib pegolITEBET L~ A EFIH L= ER T, AEOHEMEAN0%EETINEEZRLE L, &6
W2, EHEASOMEFENR KB LTS Z ERNMLNTWAHACHER RO iPSHila (N TZaetEafia) (2o0n
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T. umedaptanib pegolfF7E FT. ZDLFHENEIET 2D 2 & bR - LE L= GEERIRPOCHER) *°, AFT
EINETIEEE LORERVEVMEA SN TEE LN, ZOSRITIHS LIS LT, BEEN (ROB%
G L Ca X L7RRECHEE L, BOBKEIRT) &0 o dEi I LB W TS h D 2 b b
D, PROBNFENELEENTVE LT,

£ 9%, 20224F 6 HICACHIAREHK & L CBioMarinthbd AR v 7 2 2P ®IERFENERINE LZ, LnL, 2
ORI EITEZT. BROEERNLEL 25T, INEROACHEZEICE 5T, bo LBEN|RLS . K
TN ORMEAE < B2 FEEOBENEENTVET,

A, Utk Dumedaptanib pegol DEFKRFRERICIBWNT, 54T 24 DEZ BT, (KAED 1EM 1 EOK T
BETRy 7 2V 2% LA % B 7 R HE ORISR Sz 2 L id, ACHO/NEBRFIC L > TIEMIHE 72D b
DTY, 4. umedaptanib pegol DFHEZ X HITHSL LRSI LMIET 2 & T, —BLENIBFRITIEL M
LTV L 2RFLTEY £,

% 3 : Kimura T, Bosakova M, Nonaka Y, et al.: RNA aptamer restores defective bone growth in FGFR3-
related skeletal dysplasia. Sci. Transl. Med., 13, eaba4226 (2021)

b) BHENE BB (wet AVMD)

- R PRAER

umedaptanib pegol DHEHLIAIHE 512 X D EEIRPOCHE G & B & L7256 2 FERIRRER (GRERIEFr% : TOFURER) %2k
ETHEMNZUE L (BBEses) . TOFURRERIL, FEMEIRR OHUVEGHIRRIED & Hwet AMDIEE &5 21T,
(Dumedaptanib pegol D F ARSI IT L 2 AR GHE, OBEFDOHIVEGFIE TH Haflibercept (AT A U —7
®) Lumedaptanib pegol DY FARRNIESIC X 2 0 AE 58, K O@aflibercept DRSPS IC X 2 HAIHE 55
@ 3 FEM T, umedaptanib pegol DA RN M OV A aflibercept & LHREAN 45 . EfEA/L _EHEMARTL
7o

Tz, TOFURBROERIC IS &, BRI Gk 5 REFI O AN &L Z2atE, R ORERF A E & oG R
WX 22 R 52 HAY T, umedaptanib pegol % Hifl T G354 —7" L3R & L COTOFURRER D IE R 3R
(FRERBEFRA © RAMENZRER) ATV E L7z, RAMENGRER TiX, TOFURERA 58 T L 72224 O#EBRFE I3 LT, BN
umedaptanib pegol D FENE G2 1 » AMB T4 EITWVE LT,

I B, 1BFEED IR wet AMDEFE % %14 Cumedaptanib pegol D WM 5 OF MR VLM EFTMET 52 & %
HENC, KETEMIEER GRERIKH % « TEMPURARER) 23 ZLE L (BRES4L)

IR ORI, HETESIIREEAEEE el 2 MO E LTHBRBEE L,

FOEKNILUTDO LB T,

Eop eI
s WTROREBRIZIBUW T, umedaptanib pegollZ X A ZEVEIZEE T 2 RBEIIRA Lo 72,
VBEEED 72 wet AMDERFE IZ BV TI, umedaptanib pegol DG LV . Bl IBEHI 2580, il CHiEE o
WHEN MR STz (TEMPURAGRER)
« HLIVEGFIEYETRIERED & Hwet AMDEEE 2B\ T, umedaptanib pegol BEFI# 5., & umedaptanib pegol &
aflibercept DPFAHE G-I T, aflibercept A 5.4 LAl 2 BRAMIIBEZ SN RnoTo b DD,
umedaptanib pegol zhF(TafliberceptiZxt L THAHETH Y | JEROEITEIHRI AR Sz (TOFURRER)
c T RTOREEZIE LT, umedaptanib pegoliZ T TIIIER S N-HHE (BRiE(L) ZBRETHERIZ 11200
D, FHETER & Ml 2 20 R0 el S 4z,

(48 DBR%E 5]

A%, umedaptanib pegol D ERFRPOCNELS S 4172 & [AIIRFIZ, umedaptanib pegol IZHLVEGFIRIZ JENT DAL A3 HELE
END “First-line” BRI L 22D ATREMEN RISV E L7e, BUEEHEIRIR & 72 > TV D PIVEGFEEICIE, HEEALAm
HIHERN 2=, BEEEEDO KX 72 Unmet Medical Needs (278> CWET, D78, 5. umedaptanib
pegol & H W 2 RIGE Dwet AMDEEZE |2 X B ERARRER IZ B W CRERALINHIZI R A2 FE 35 Z L A3 T, BEIR
B DEBEREILRA > e/ “first-line” OFHIEOEIUIE S D EBZ X ET, FOd, hiZEr
DR - 77V RENLOBETEL T O TRFL TENY 77,

%4 :Pereira DS, Akita K, et al: Safety and tolerability of intravitreal umedaptanib pegol (anti-
FGF2) for neovascular age-related macular degeneration (nAMD): a phase 1, open label study. Eye,
2024 Apr;38(6) :1149-1154.
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%5 : Pereira DS, Maturi RK, et al.: Clinical proof of concept for anti-FGF2 therapy in exudative age—
related macular degeneration (nAMD): phase 2 trials in treatment-naive and anti-VEGF pretreated
patients. Eye, 2024 Apr;38(6):1140-1148.

c) HETEMERE T AMEIEE (PVR)

PVRODIRHBNE R YLD B Y LI DOV TIE, %3k Tumedaptanib pegol LASh D EGIRBRFABESEEE D &N 7T A
v] (m) RBM-006 (HiAutotaxin (A — FHX X V) 77X ~— HWHEMER T AHEBE (PVR) ZOMEEEE) (2
T D@ Y T A, umedaptanib pegol DEEHEBILK Z BHE LT, HAKTF: L PVROIEMFE ORI 5 36
FAFFE S M L TR0 £7,

| umedaptanib pegol At DEGIRBAFRIELLE D mWE A T T 1 |

LYHX, BEFE A T T A kR, EERICIER L, PREYIMICKE T 2729012, RRICEN IR SN
TUVAHRBM-006 &% ORBM-011%, umedaptanib pegol {Z¥R EGRRBARELEDOEWSAL 7T A4 L EMESITTREY £
T,

() RBM-006 (fiihutotaxin (A— hH ¥ ) T ¥ ~— B - AHEEYE (PVR) S OMIRER)
RBM-006723 51 42 & 9~ 2 A PERE - (SHENRRE 1, MERRIBECRE IR PIMEIEE O i & . MR HIEE D F I X - THRFE T
DB T, SROMILS IR RN, YT ARVEN T2 A L, SRR IE T 2 2 L2 &
S THEBICBEEE (L 9 ~&) TBRCES MRS L U, EELRRNEESKIICEY £4, M ERFHn e
DIEFIC L > THOERERHUAEESCKINCELENL L ERBEO L ZAFDREEMIFELEEA,
Bk, AARRFEFHEER Y0 - REEEHR G JWIERKFPER) & oFEFRICIBNT, 7 #PWR
ETMCBT 04— M XL T T — O RERG LR, UET ¥~ — 0 IR O A il 5
&, KO T I B RSOk & ] L BRI 2 S 3 23R8 5 5 Z E R LMY . ZORR
B3k International Journal of Molecular SciencesiZONLINE{B# S = L7%0,

AutotaxinllFE AT 4 =—H —THDHIPA (VVERAT 7 F P UER) DRREETH Y, FENRECR R MM AE
it 5 O EEL DI BIZ I  TLPARAutotax in DO TLENR AL HI D Z & D, FBREREOEN E L THERE SN TEBY £
T

F7o, BHT20244F 7 A ICHURFEE A ARE R L IRBERICE T 5 2 M o FENFFERK & fif T2 L E
Ulco AR TR, EERRFHRE TH 2 ANBECREIRIFHEIE 2 £ &2 2 —7 v MIEREOREZ AR L %
To ZNHDOHLERFEDORRSIREHE RIS U CHi7- eI OEZ VB 2L 2 WL T Y £7,

% 6 : Hanazaki H, Yokota H, et al.: The effect of anti-autotaxin aptamers on the development of
proliferative vitreoretinopathy. Int. J. Mol. Sci. 24, 15926 (2023).

() RBM-011 ($TIL-21 (A > Z—nuA X221) 77X ~—. JAENRMENG S ML ESE)

RBM-01123%F 5 & 3 2 Fi@h ik il i LA 1%, R ISR E SN TV AIFR CTHh Y . lEIAREE DS IR L C i o Bk
ZEDNEIT LT-AER, |SiEZ &7 L T2 ~DMiRomEOMBICRENE L, KO AENLIICED 2
EDHLEERFEBTT, TR 7TV 1258 ERA T & OBAEERIEN SRR ERBE L WEEOT
BITRIRE LT TEVREE T, I b DBEFAREERIT, WInbME LRI E2IEHZF 2O THY |
MAEBEDIE 2k FET HEA 2 FH IR <, TORENESLEEFLTVET,

201THRFED & 3R], AMEDO #EIRMER BRI EFED B & LT, F 722020805 0 3FRIL, AMEDD
TRERYERE (A7 > 77 1) W e UCBIk & =T, BBARMENT & e o [E N C O B SRS ¢ & 5 ENLAF R B 5%
R ANESLIEBRERA I v 2 — (EfE) & OHFEMIEEZED TEWVD £ L, YikdtFEIZEICBW T, HIL-217
74— DI A EI ARG LS S T LB IS B T, I ENAREE O IR A BRI EI A Z E AL M SR E L
776

Fio, EE & LR EWIT LT, FRIEAKREZET L, PMDAL gD £, & 1 HRBR O 720 O HMH R % i
L2023 6 HIZSET LThO £7,

[2oMmo7nv= s Miroic BRI TS 5 5% |

(1) BORERBICKT DIRBRIED AR
%< OHOHERBICEBWTHCHKRORE G RR SN TR Y . St A CHkoEAICER 2 RH 2 /=34
KT TNGFEWET DT T2~ =2 ERHEAT =V ONRL T T4 AL TEY £,
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INBEFERTSEZ L ACHEAFENE 705 H OB RBICKTT DR RIRREZ AT 5 Z L 23 H sk
5 EBEZTERY . BENCREEENACEE KRB R R 0 T2t & ANCABS I R\ 2% 9 2 SRBMER 2 /Gt 5 72
O OILFEIFTEERK 2 2023410 A I2HifE L. MitaEDTH £ LTz,

ALFEWFIEICIBNT, B OHUEDEA & RIEOHRICEAET 5 Z E N TPRINDIL-2UIHFB L, HIL-217 7%
~— OIS T A WGE U7k R, TR CEIR S 2 50RO &2 & D O R EIEIE 2 WET 2R/ ER SN
F Uiz, AEEE, HLIL-217 7% = — O L A& OB % & ANCABI L35 KR8 5 IL-21 D& EFI O — S ORI
BIRDZ RSN D T2, HIROFRIELEN M & 70 5 B O RSO OMIR B e & O = 725 iR B O
PEEDTEY 7,

2B, ARILFEFFEIF20254E 3 ASIH OB T2 b > THRTLTEY £1°,

(o) AI7 2 ~—T7nm =7 kb

7T Ew—EERBOPAMEE I DITIENT 2o, ENAFERFE AR EHEN RS s O ZFESh Tnwbd e
o — & —REE IS U7 BNBR (JSTERFEFE) Sk L Tl TR Y 9, 20184 ) b Blsh S L7 JSTEGRE
EFHRICBNT, YHITRBHARFE LR L., A FA T+~ T 4 7 AZERME L= 7 7% ~— & fffRaptRanker
FERONZLE LY, S50, 20214FE4 A0S 3EMOEEL LT, M7 7¥~—A37a Y=/ b 23JST
FHCHZEITHIN SN, YT RMHEKRF L EFE T, RNAT ¥ ~—0AIH Fa v 2 % EEHE 72 80 N THER
MEIGHT 2 2 & T, BIREIM O EHE X ORISR DR Om L2 KB IE 52 L2 AIEL. MMEZEDTHB EL
2o TOMFRICENT, Ehd— by a—X &0 LIRS AR T D RaptGenZ Hi 7= 12 BRZE V=
L& L7z, SELEXTH: HAVIZFFE DRI 5 S EOIRNREG 7 7 % ~ — OEdFI% | RaptGenZ HWTHNTT 25 2
LIzLy, b EDSELEXT —ZIZEEN TR, ATRMEMICIES AT 28O T 7 &~ —EFOA K H A
el 720 F L, RaptGenlc DWW TIE. 202246 H 3 HiZNature Computational SciencelZ#B#iSh kv 3¥
. FETo. JSTHEFEHEE CIIAE SIS GRS RIS & | WIFEMIRIIE R & OWFSEE OB N X - THIE B EE R 1K
ELEBRT AR ENHFFTE HHEICKT L 1T EMOBINEEZFER L CTRY, A7 F4~—ATndxs
N obE. 2R ETCAT (ANTZEE) % HU N =RaptGenDBIREE . @i/ a 5T\ A Z s, sEm s e
FREO S IBMTIR IR SN E LT,

EFRFFE 2 HdE L2 R, KBS T L2 AW T 78 ~— O AiEE T HITFEOBREICEIh L, BARES
TR LT, 20264F 3 H LR CHEFHBEVVZ L E L, AFETIE, /ERFETIRREECTH - I EE ORI
KL THT T Y ~—DEEE T 52 EAARETH Y, SELEXFEBRIZIIHI Lo 72E51 &, bRk
Wb EE2ERTHIENAREERY T,
¥, ARBREHTA Y LD [RiboART System™| (ZIEMT 2 2 & C, MENOEMICETEET 7 % ~ — OB
LD, FEMAEA Y — Rom EIZER Y £77,

I BT, 2023 EN G026 E DO TE T, ENHFEBFIE AR = RV X — - EERANR GBI (NEDO) 2332
3D [T AINA Ty REWROTA "=« 7 0 DB ABREEE] ICBW T, Sk & IR AR L O
BREHRFAZ I T EL L T 2R T&T - AIRMARAIZE) BEINShE Uiz, ABFSERRE TIX, RNAT 74
~— O LA EM & LT, BRI E A TAMEZ A e “BT - Al 7Y v REIF OIFHIC L
D, PEREAN CITER R BRI T T v v T — LD EHE L E T,

AEEIIYEIRGE 7 = — X & ARBIIE Y = — A DR ST Y, PRI TR e Y e 7
FEATEID T2 AT— U7 — FEERZEIT LN TEY T34, 2024FE9 AlICAT—UF— MEELZ BB L, A
I 7 = —RA~BITLTEBY 7,

T, AFHEORYHAIZEBNT, A V7~V OIFRICE Y, SELEXFERT — Z 12T, AL % &
BT 2700 ENMEFEEZRE L, ERICEIIERICE - TCT 72 ~—2B5GT5 2 LIRS LTEBY, ZoK
WEBCF & fcd b3 5 72 0 O ERAL FiE & B ARESTFTF IS0 LT, 20244511 A ISR TR IRV = LE LT,

% 7 : Ishida R, Adachi T, et al.: RaptRanker: in silico RNA aptamer selection from HT-SELEX experiment
based on local sequence and structure information. Nucl. Acids. Res., 48, 82 (2020).

% 8 : Iwano N, Adachi T, et al.: Generative aptamer discovery using RaptGen. Nat. Comput. Sci., 2,
378-386 (2022).

() DDST T E~—Tav=s b

W%, RaptRanker 2 O'RaptGen% 4 e RiboART System®] # & HICRBSE S L4, RT v /T U RY —
AT L (DDS) AT 7 X ~—BAFICI A TR Y £, DDS& L, RNICHET 2EA DS EHIET L5 L
T, BAOMREERICED D —FH T, EHOLGEEE L ORIERZRET 57200, KA OERNEIREZ HI#H3 5
Hfr g, ImFEOEEMEBZI B REITE LWELZXTTBY ., 7u v 7 XA Z —AIHO 7D ORBIIE
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