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BB RUETS B3 (umedaptanib pegol) 55 I tHEG R R ER
aHk—b 2 bwFS51Y positive F—ZDBHISH

L%, umedaptanib pegol(#it FGF2 774~ —) &\ /-, BB EF BUE (Achondroplasia,
ACH LBE) D/NREE (5~ 141281 5. IRBOEXMIEL 22t % 825 B [ AEERRaAER™!
EEMBLTHYEY, 5%, mAE(0.6mg/ke) DE THE (1E,/2:8) #H (aF—M2%2) DR ENE T
U IR—PR2IZBWTE T — M ESTE S 22457~ umedaptanib pegol DB RhMEE 222 M A R
IhEUrz,

Z D NHEERRABR Tl #HEREDRKREEIZIHR—M, 20E TH—T. £IZ5% T Lzah—Mi
{EFAEZ(0.3mg/kg) DELEIDO KL T#H 58, SEIOIF—2EEAE(0.6mg/kg) Di@ER 5#EL
o THY, RRBRDOBEMIL umedaptanib pegol DEXMEL L2, Z U THRH M (durability) %
R 5LTY,

IFR—PM T #5525 T U584 34T, HEREE 551 (BIEE™) IR LT, B RMEREN
BEIL. 552413+4.6cm, +3.3cm/ELFEETUZ(2024FE11 A5 HfHERBIR) . 2R —R2T
1k, 6EMHERETE T L, DOB5A THROMHERENEML, 5H240DEEHEMIE+5.0cm, +2.0
cm/FELTEETUZ, INSEEEIZG B/ -42 08 RIL, B ACH IBERL LU TERIN TV
Ry 72 A®(RVYF R, BioMarin 8, B HE T#5) DG EFIGEEERE +1.7cm/E55% L[
BFRAETUIz, 72, IR — MR — 2D G RMEBEEDOFIIEIL ZhEh, +1. 5em, +1.4
cm/ET, Ry I A IO ERRETU R, 7. BN EEERRBREEU T, Z2MICETBAITREL
TEVEEA,

INSDFERMNS, umedaptanib pegol D MIHEERABRICH T 2 ERMEL ZEMEMNHSNTLY,
ACH BEZREL U TOBEARESE (Proof-of-Concept, POC)IZARINN - UE Uiz, RERBRIZE > T, #
EE% FIJAZ L TREMBEARERE TR ILEHOSNIRYEL 2, BHOR THRENBELRRY 7 A
VB HEUT, B H NGB BIOERETHENRIADS umedaptanib pegol DIFEXNIEHA
FDHZENBELR ACH /NEEFEIZL > TUIKRERRRITAYMNIRZEDEEZET,

L&, 512, umedaptanib pegol MO ACH ERFEL U TORERM 2MRGEE$ S B THIIEERR
HEREFTELTCWET, ThET ACH 7 VEM & AW IRRRREABRIZHE W T, BRI 3 EEA
DEREGEIZGUTEMNTSIENHASMNIR>TWS 20, BIEGRETIE. BIEOR T 5125115



RSFARE Ime/ke BEITHBL. HERIZSIIT 2/ NRBEDER & 2RSS T LTS
CEEFEUTORT, NSk | BUREIEI L T RIBLIA RO L& M T 5 2L AT RE
7.

FIFEGFERIE, 2026FE 1Q ITFIHBLT, 2027FEEAITIIE T T FETY . ARFIELE T EE
NoFADFRAERBIEEELRZITI TS0, TOEBEBELFALT, 2028FENDERF AR E
HfgLE 4,

B ZWE IR S DHEERRABRE U TR U T ELD, 5%, 1B HBRIIERE I E
BB IRERREABRI AT oL LELZDT, IR ORTIFEIZFLE U,

2 EAE(0.6mg/kg) DR T E5 & 4BMIZ1E, 8EMH (FH2[) £, T2tk BAMEEHEL
7%, B E5RREZ 2BRICIEICZEL, 268K ST 5 (R5HRHIZE 34EM) HEREE,

3 K& (0.3meg/ke) DE T 5 ELE., SEM(GH4E) EfEL, Tk - BAEME LR L,
REHERE DAMIZIEICZEL, 268K 515 (REHREIZE 348 M) HEREE,

# ACH/NEEZE D, BHEFMDHROMUE EUHRNER T — 2 (R—AF71V) 2BELT, Zh
SLHETHILT, 5 IHERASBR TORRNMEDM % ATREL U, & /7= FRFIZHERE 2 E %8
PNATH & BE 5 ER (B HRIZE 26:8/M) ,

#5 Kimura T, -+ Nakamura Y, Ozono K, Krejci P. An RNA aptamer restores
defective bone growth in FGFR3-related skeletal dysplasia. Sci. Transl. Med.,
May 5;13(592):eabad226 (2021)

58, 2026 FE3AEHER T RIEICRERIHYEEA,

[Umedaptanib Pegol iZ2\T]

Umedaptanib pegol i&. RBM-007 DOEE—f&THY . MMEFMITETER T 2(FGF2) DikgE
REAICRETDT A — (KEBESR) L UT, B B EEDREMF ICEZER T IRARNLE
BRI MR INTVET 28, ARKIEFENOHDERAERRIEEEZIITOET,

(R B R BGEIZ DWW T ]

BB RE 13, MM AREER F (FGF)ICN 332 Ak (FGFR3) DB FEEIZLY
FGFR3 M&EMALLF L, FGF Y7 FIIVOBEIF AL > TEHEEDEHELFKENHEE I, UEE
EEEMHHBEREE2EL5TEEBTT, HERKN 25,000 AMIXHUT 1 ADFEERLNHFHARET
HY)BRIIBEINTEYET, BMNRHEOHEEINNRDOSNTEVET,
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