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2022/12 @HAELE 976 51.9 -1,204 NA -1,163 NA -1,148 NA -66.3 685 474
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ZLDEDHNHITETH
(£, A& (Phase2)~NR
AYFINBHATREMHE
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BEBREIAVAREIESMREEHEL. EEREBRONARRERESE. SNARELE
KHRRIZIRTREND20 . REFvIRAVMNEERINEDIEALL TV REZHESE
BLEZON, —HH EBEED LHL. AT/ —TEXFELIZ TVEC ERALTAYX
< T DB AEEIL. Phasel2 TIEBRIFEENEZRLTLM =AY, Phase3 (Keynote-034) TH
MMEEIBATELD 518 (2021 £ 8 A) ( BEBBVANIRELREF v IRAIVMNEE
DG ARE~NDBEDFETLTNS, COXKIE, T-VEC BNILRRIAJLAHEDEE
BITHY . NLRZRI AL AKE D B 2 IAE#EE (ICP34.5) AR EF Ty IRA U MEEH D
BERAMRICEELEIDEEZALN TS AV RNAAT7—ITIE, 7T/ I4ILRH
EDTAASAIUTIRRAKOEBIIRELLZNEEZ TS,

LEDEIGERDT.2023F 12 A BEAARVBEREERSHAAD R
BEERRIZ. EBEBABIVANNAETOAATAD VD ERBEF YIRS MNEEA
RLTANZAITOHAFEICOVNT, A—RILKFEEREZEFIVIRAUMNA
FRIERET DAY AV RNAFT7—ID 3 FICKDERBERETIH
BEINT-,

HEBRT AU, —RABRTREFIVIRAVMEERINRILEN 51z 2
PCRBRBENRR T, TAASAOUERLTOAYXITD 2 FIR5D Single-
Arm(Open Label) iER TH D, 48 . HAEREIA B #) 1L HER2[ZME B E D A& X
RELTLVA BEE HER2GHBELRREL, KT MRS EHFETH
%, TEFHEIE B THHABREMNENE (ORR) T, BIEH 20%E745>TLVS, B1Z
FEBIEUE 1 RT—2 AN 13 IT 1 FIBREDILRITNIETREAPLE 1 FITHED
FTHIE. 2 RTF—D 14 B RTYT TV TLER 27 lL7a b, BRIC 19 RT—2
T5BIDEAANDTETLTLND, 1T RT—UD5E T EEHAIL 2026 4 4 A, 2
AT—UDSETHEAE. 2028 £ 4 ADFETHD, 1T RT—2D 13 HITEL
DEHHINFONNIE, ALY EHRD L. FEABRIZED Phase3 ~RTvT
TvITEIELEZLND,

o HEREE

K : IPD-1/PD-LLIAME SO —IRARICERL DS S
B - BREEAEE
SHRER -

1. TEFHmER
BEENESE

2. BEIXREIGHEER
A FO—)LE, =HHE.
SEFHRE. BIEEETHE

3. BEReVFHEER
RNABLFI AT (C & B 0075 - i R 5 Sl

ERAOHEIEX. RLTOYXTTIETAILIONEBERBEL. RYOERIL. A
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T.BIRWRTS105
[Z&Y LINE1 AAF4AEL, #
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OBP-601 (X:ZEIRHIRTS
AT =T HEH

ALS +> FTD MREELT
C9—ORF92 MERFNIE
JO—FEEOEEFERYE
—rTHBIIENMENT
L%

2. AN EE S OBP-601 MDEAFE

OBP-601 (4T oV) &, HEbeA Y RINAFT7—HVKE Yale X
ZMoEALT: HV BRETHY. ZERBESERMEER (NRTD D—FET
BHotz, HIV ABRFEOHIFIEEERL. EHEITA U REIFR DM SARLVKEE
HEELNTUNM =AY, 2020 £ 6 B, A2 RINAFT7—< L, OBP-601 [2&kD&
CHLWADZX LT, ALS PRHMELGEDHBEMRBERRELIZAERE
DOERZBEETREDINS VARV UL RZH(EMRIZH T HBEH
EEME ST R 2R ERFEL -, ZEREEIL 3 ERILLLET, 35IC
RFEOAV)TADNMHERAATHD (OA V)T RIEELR) , BF-Blik-
RFEDIARMIL TSV ARV U AAETHILITHES>TLS BHB MU R
RV TOaA—FR—LIE TPN-101 o TUWV3,

WRETIL. HEBHERIRBEILAE (ALS) 0T ILYNAI—REESEIE LA
BREMEBORELLT. NATY /L DNA) DMST-AIEENERESNSE
=2, BIRBRTS541 2% (alternative splicing/ cryptic splicing &9 353X H
HBD)ZELY LINE1 BAFEAEL ., SRR REMENERShHIEMNERISh T
%, OBP-601 [, BMICAY., COBIRMRT ST MFITH5REHD
HHXITHD,

<C9-ALS/FTD DIHAE >

HREMEBO—ETHLHEMEMERIFEILIE (ALS) ORI RIZE R 2240
fE (FTD) MIREEL T, C9-ORF72 B F D IEI—F B ICH BN S GGGGCC
BHDEFEHBERE—F(LINEl O—F&) N H5N TS, BEE T,
GGGGCC BRI DVE— MM +REETHADITKL, BEETIE IHULEDIE
—rHOMEASNTLVS, C9-ORF72 DERE FEWIZIE 3 DD RNA FIBREK (71
TH—L: N\ TR 1~ MHY CRE) . BEE/N\) T 20 FKIFEH EEFIR
[ZZLA, BEBRUE—INNYTUR20TOE—2—BEICEBE T 51=6.
BETEINITUR2OFBRENFLL TS EESNTULVS, C9—ORF72 Ein
FHLEAESINDS C9—ORF72 A /\ VB ITMBEREE A —r D70 —DH#
TICEETHIEMD. N TUR20OFRBE RO HEHMAEOBEE TEHE<LE
EZohd, &= AVrOVEEICEREBRRIE—NEST/N\ITUM RUNY
TUR3MBIE, RNA BEANHRINDELELIT, RNA FIRICK>TORTF
FUE—R22 /308 (DPRs) MEAEIN S, Z0D RNA 55 {KL° DPRs DA HEIK
Y RNA KB OF L0 iiaE MEEDOBEIC S LR EHEasIERIT
BRLGOTWSREEZLN TV,
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ZeMICHREITEL

& 8EiR+F D NIL {ED £
S
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GGGGCC Y £— F R fhRA
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Transcript varients
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B l ATG TAA
Variant 1 4.7 l
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‘ RNASEE K
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(HFT) TCY9orf72-mediatedALS and FTD: Multiple pathways to disease] Nat Rev Neurol.
2018 Sep. %’é%%l:?:?U#—ﬂ‘gﬁt

CMFET.DPRs DEAMFIZBHEL., NUTUM OIZZMNELIERE
2 (ASO: 5l Afinersen,WVE-004) DRRFEMNTHNTLNSA, /\)TUR103%
MHTH5—AT. N\)TFUR2ORBAE—FEEM T T IRDPRAFEORS UL
2TLV%, 0BP-601 (I, MEAEELVL LR TREMBRIE— M F21271Y
T4—L(LINED) QEEZEIZ 510 MBREETELLLUGMBEEFHELL
LYo

A. PSPOEITHER LIEFE) ZRREL-EHRER

1D H CAERE S :NCT04993768) & . 1T 4% L 1% FFE (PSP : Progressive
Supranuclear Palsy ) # X R EL-HEBR TH L. PSP DBERIE 3 AE
(100mg,200mg,400mg)& TSR D 4 BE(RE 10 HIOFE)T. 2021 £ 11 AIC
BEREMIRFEY 2022 F 8 AITHHA AN (42 ) AL T LT=, 2023 £ 6 AIC
24 BETOHEBHOT—REGEHATTL. 2023 & 11 A 15 B, TOHREHE
ROYT)—DRIURRY oML ARINT=, IHI2,2023 FK. 48 BFET
DT—EMEMNTETL.2024 £ 2 A 14 B, TOBRRERDOYI)—HARS
nit=,

@ #OTORLEICREITES BV ABTELSRERINT

@ 0BP-601 [& PSP BEFICHLVTRFREBRD O NIL ED LFEHEF]
THIEMNERSINT=, (PSP BEDEF RSO NIL fEIL 1 £&H
12Y9~18% LR THILNHMOENTS, )24 BB FEFTT SRS
L. ZD#% OBP-601 REIZYIYBZA-B(TREDSI2) TIE. 24
BEMDKERERFDO NIL {ELIMETLI-, F1=. 48 EEHELT
OBP-601 % 400mg &5 L1=3 (T NDFA4>)TIE NIL {ED E
FIEBOHSNGEDoT=,
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ER RS BEDE N FIAT GE)NIL 2D EEH
FhKEE NfL DD TR NfL (Neurofilament Light: =a—R745AMEEHE) L PSP OFIILYNAI—REE
BRAZEINT-EHFIHY A AIRKED R R REERICIVERRBRELNELRTE 2V RF—10E

BERENAFTI—H—TH B,

NIL [, R HEHEOEFRERRTIIMSTHY . wiFHia0ERIRIEA
LTWBEVN\IETHD, MBS RERGIZE>TEESNSE, NIL MHE
BE% (CSF) l&ICHEEN ., ENERETHIET WRERMT HIEN LMo
T3, &P D NIL [EEZRET LG HEBMB R THAH, miEhD NL EE
REUEDEEEZZITTEBTIREEMELAHY . KUREINGHREATET S120HIC
(&, PHREARRICEZEELTVOINERE(CSHERETHENVETHD. S
B, MEEE R (CSF) F D NIL {EZAIEL. ERNESERSNI-CEFEELIE
TUREN B,

NAF Do O EMRIEBIRIEILAE (SOD1ERE ALS)ABREDMLIZILEY
(Tofersen) MIHE . ERERHEEED R E ICE DW= X EE N MHETMIE B AZER SN GEH
S0 D NIL EDBDIZE SV CGRERAZRHIIIFG TETILVS (2023 £F),

EEDEEEELHEBTS Q@ ERDEMEELAETIRIERMBERDN\(FT—H—THD IL-6
NAAT—h—EH=EKRE RUARTHRUF % OBP-601 BNAEXRFNICIETIESENHER
HIZIETSET- nit=,

GE) FRFTARUFY

BHFMEANSTBENSRILELO—ET, ENHHEOKEREZCLHDOREND
EREICHEET AN REUEICERIHE IBERELSIESREIL. HITELLDR
RAEHBHEEZONTLND, ZTILYNII—RDORBIEEE T LML TLS I LAY
LTS,

ERRAREDREZ TR @PSP E&EDEGKR A4 — )L TS PSP Rating Scale (PSPRS) &5t L1=#&

ARAT7HLEE H _OBP-601 M 48 BIX 5 TIX. 24 AL LR S LI-ECATEERKRERA
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AUAYRNAAT7—ITIE M I DEBT—REHIZZE T,
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DAV Y AN /ONI=CE

*N\AFI—H—DEEHDRDOFRRFEHESh, BEICEOTYRIEKY
LEEERMAEN LRIZCENESENICTRATELRS. JYRCRERETRE
FAHICRERRBAZFShf-CL

D2 ANEELGRETHDHEEZEZT VD,

2024 & 7 BIZ FDA & End
of Phase2 Meeting 3 | ;I RRJ 3 TIE, PRAMBFTEZRD 2024 4 5 AIZ FDA &Y Fast Track &
% T Phase3 D #E{h EFEZITTND, SOIZREMEHITHZD 2024 £ 7 BIZ FDA & End of Phase2

Meeting ZE L . TR7E FDA MBS CE DU\ T Phase3 DR TH S,

B. C9-ALS X RELI-RBR : MTSAT—4

ALS(C9-ORF72 ZZEH!) 27 B CRERE B :NCT04993755) (X, C9-ORF72 ZE R DA EMBIEAIFREL
DEBIERDY TS/ | fE(Amyotrophic Lateral Sclerosis; KL C9-ALS) & i 5818158 & 22 %0 4E (FTD:
T—AhH 2024 &£ 7 B2FK | Frontotemporal Degeneration) xR &ELT-HERTH 5, C9-ALS ELU FTD M
JBRERIZ. 2022 £ 1 AICREMBIRENTINS, 2023 4 3 AITHEAANDTET
10—12 BIZABRNTES | L=, DREISEHFT (24 B) Dby TSA0T—42(5 2024 £ 2 B 14 BIZARSHh 1=,
ERLTHhNhi- RIBITIERDONTSAT—4M, 2024 F£ 7 A 25 BARIN TS, 12
EMAEERIEL. 10 AIZ Annual NEALS Meeting T. 12 BIZIE Annual ALS
Research Symposium [ZTHRERINT=,

HERTHIUE., 158 48 BRI T, B4 24 B (& 400mg/ H 0 OBP-601
BEBLTSERBEELRTS 2 EERART. & 24 BFETRTOESE
[Z 400mg/B® OBP-601 %1% 59 54 —TU IR )LEABRELSTHY . EHIE
(&, &8 20 il TEE 40 I TH S,

HEBERORIUME, LT OEY,
BLNREEEHER @ #OFELLTELRSH

BREICAFTFAD PSP (TR L ERRE) X R ELT- Phase2a RI#RIZ. &L
T2 - BEELERINT,
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Q@ BEHRETR

SR EE CARBE S D PF IR 1) ffiiE & GE TR AR I HFREEED FERTEE) DR E (KD
BED EALZ KNG ZHIH BN R ERE, BT SETEG RN ZFEEHETER) (L. 248
B T, OBP-601 5 TIE-84%THY. TS5 RED-165%EthELT
#) 50%{E<Eo 1=, Ff=. TS ARETELEER Y D 24 B 0BP-601 Dx5(C]
DEZ-ECH, ®BF (24 B)ITETAMBEDERTIE. -72%ERTF D F 5
LITEGY, SHBRB MM D OBP-601 ZiRG5L TV LRIEEDERRKRRE
KUtz Fo. Inn(d, BLOBRKRRBRNMNMEHINSBAZBDO FEEL
YHEL< o=,

(BE)VMEEICELT

ALS (&, FHEFEB 2~3 EOETEIN DHGHNEHBZERERETHY, — 2
HICIEPERFENRETIERICES, MFEEL, ALS BEIZHTHTRBEEDEEH
RIZEIEIE T BT RLMEMT 5. T—HF A DAINFIU O HEE2024 &£ 1 B)ICAW
SN f=EGERT—4% (NCT0354811; JAMA Neurology June 2022 8) TlZ. 16 BB D
fiEERADIE. TR T-9.4%, AOANFIUEEHT-74%plE 0.3)THEDEG,
1 20%DIET THD, BAMITLLEIZTEHELEDD OBP-601 DFY 50%DFHAFRET
T BOEBRERMRZRELTWSEEZOND, CDIEH, 2022 £ 9 AIZ FDA LYR
EARBENE-T7IVYIREOL Y T YA (Relyvrio) ® T — 4 (CENTAUR
study;Phase2) Tld, LYTVA HSHOIMEEDETIE-3.10%/ Izl TR
DETIE-4.03%/ATHY. $ 23%DET TH D, F1=. 2023 £ 5 AITEFERBIN
FoN\AF Do DO I )L DERRE SR (VALOR study) TlE. 85 ABE TF5+R
HOMIZETHMN-1446%THo-DITFL, FTz)L 2% 5B (100me) Tl&k-
7.08% &8 50%ETFLTULVS, #BYIRLICADH, BEELETEDLOTIEALICE
&. flEEZEH 50%E TS5 0BP-601 &, KBIN-FREEICHLLELELSHTE
BEMEAH DI EDTRIESNT =,

2)ALS HEEETM R —IL(ALSFRS-R)Z# 5L . REIARICKDERELEM
BEERHSREDEEM R —IL | REEINT=, B0 24 BATIE 0BP-601 5D RI7ETIE-7.2 RAb
TH. REARICEDM T.T5ERED-67 RAUPERIEEDRITE T THoT=H'. OBP-601 #
EATRBINT EETIEHRF(24 B~48 B)YDRIF7ETH. BIEDQRIAT7ETEDE S LU
TFlcEEFEor=, (L= > T, 0BP-601 R EHDATEDROTETMN-7.2 K
AUPT. BFEDRITETHAFEDETOESD (836 RAVM)ERET D
L ASEB TOROTIETIE-108 KA hEHEETEND, ) Fi-, 48BRFR T,
OBP-601 58 &. TS5 uRE (R E(X 0BP-601 £ 5)DRAI7ETELL
BYHEABFREDETUT THS, ZLT. COD 48 BRHTD OBP-
601 I 5HDRITETEL, FLOBKABRMSEHSNLBRBEDTF
BESY, £ 0%i1FSh TS,
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(8%) ALSFRS-R RO7ERDHLE

ALSFRS-R RATFIZDVTIE, ALS AEEZHRFELTELZORELENZDH
HFNEEEETRT N TETHRICKBMLTCEEELNH D, BEETIE, 73
VIR DOLYTYA N, TEFFHHBIER THS ALSFRSR [CDVWTHEEEZRI &
MNTEFTIERZRMNEY H SN Tz (PHOENIX study:-14.98 vs -15.32, p=0.667), /\
AF DD T DNTE REFZEINTI=ELD D, VALOR study TIFZ
SHEREMTTIL U5 D ALSFRS-R RO7ICHEZ LR H oM o1z,

OBP-601 MRXATICDWVWTERT DL, ATNTZIUDEBRERT—255EI(C
LI=1B&. 16 BB A TOTSERDRATETIE-463 R4 THo1=, RIZ
48 BETERMITIET T 5L TS5 ARDRTIETIE-13.89 RAUMEEL
HEIND, COBIBEIZXTL. 48 B R TH OBP-601 H5HDXOT7ET (-
10.8) [&. 9 30%iMFITN TLVD,

(BE)hD ALS EFIOBKRABRTOMEESL ALSRS-R RIA7NDEIE

AaAnsiv (Z—=441) Ly7us (72YvoR) |FZzntEy (N Fv )
NCT03548311(Phase3) CENTAUR &k (Phase2) VALOR:#5% (Phase2)
77K ®kE5# 77K B’E58 77K 100mgk 58
(16;8) (16:8) (24;8) (24;8) (858 E) (85HE)
BER -9.4% -7.4% -4.03%/A -3.10%/ A -14.46% -7.08%
ALSRS-RZa7 -4.63pts -2.66pts -1.66pts/ A -1.24pts/B -5.63pts -1.19pts
(-8.90~-2.36) (-4.67~2.29)
pfE0.01 Phoenixi8&(Phase3) TldBEBERE T BEEGL

(HFT) JAMA Neurol. 2022;79(6). N Engl J Me 2020 Sep03, [& 2020July09 M7 74
—FERK

fthttd ALS ABEMNK .,.uéht%"%&éﬁ%l 3 5&, OBP-601 HITILHEARE

DWERL NIL EQETLRE. REATRERBLMICHALEHERENFON
T3, E5(Z OBP-601 [Z(E. —,&ﬁbhé Phase3 FAER THEFITIER LS
Mof- QOL REICET AMENFTONSZEEHATFLIZLY,
fthDFEHI LB LTEHT
PEHRERLTLND Q@ HEEMRUMEREDNIFTI—I—0DET
HREHERBOEENAFI—A—THANERK(CSF) D NIL fEIF.
OBP-601 X 5 Z# TIXRTH 24 AR AT, TS5 REELLEB LT, KYELMET
Hot=. REREF (24~48 1B) D NIL {EDIET (&, PSP O Phase2a HERER]
BROZERE—HLI-(24 BEFETTSARBEEL. D% 0BP-601 % 5(21)]
YEZI-BTIX. 24 BEN o DINERER(CSHF D NIL EAET LT =, F=.
48 JBEEHL T OBP-601 Z#H& 5 L-# TlE NIL {EDQ LR (FRBHONLMD
fz) o 512, OBP-601 (& NfH(#E T SAVNEH) | IL-6 (RIEHEY A bHA
CD—F) AT TV ARTARUFUEET OB EER U HRE %
FENAFI—H—IZERETRLI

INERRE D NFL [BHFS
BNAAT—H—DET
:EJEEWD\
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HTLV-1 BE & BEE D/ (A ~Y—h—D—D2TH 5,

PSP & ALS/FTD D AZ 7T
F1 A5 LINE] BiE

@  AFFFUYIR(PSP & CO-ALS/FTD) % NfL {E TSR EFER
BEIZAFTEIN TULVS PSP Phase2a MFERE. 5B C9-ALS/FTD Phase2a O

DERENRICILEGH HEREBENICEITLEA9T7 )R TIE., 24 BIZH+5 0BP-601 (£, 7
hEZERE SERISHLEELNLETHREERLI-(pE0.034), BLEBEENDEESE

L =ERERRERERICHE VT, —BLEN\MAY—h—DHREHRSINIZE
F. INSDFEABICHALS- LINE1 BEOREBEENHY ., Th 51T OBP-
601 (XA THAAREMZT RL TS EEZOND,
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% End of Phase2 Meeting
ZE

202541 BIZ. FSURRY 3t IE, Phase3 NATYT 7 YT 5182, FDA
& End of Phase2 Meeting 472> TV, 4. FTD [CRAL TIET—RICIE5DE
MELERAFHE A TETULVELY,
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F A |ARsi M &4 FRFEERRE S
20244 (28 [Sanofi/Denali SAR443820/DNL788  [RIPK1#EE5) Ph2 (HIMALAYA tiral) ES:d
=>RE ~
38 |Amylyx Relyvrio/Albrioza T S LEEF R U TL Ph3 (PHOENIX trial) KB a&“‘qiu: )
ALSFRS-ROZE%RE S
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58  [Biogen/lonis BIIB105 (ION541) Phl/2 (ALSpire trial) ES ¢
117 [PTC Therapeutics utreloxastat(PTC857)  [15-U %% >4 — £ fEEH Ph2 (CardinALS trial) ES: ¢
20254 |18 |AbbVie/CalicoLife Science  |fosigotifactor elF2BiE AL 2. Ph2/3 ES: 4
(ABBV-CLS-7262) (HEALEY ALS platform trial -Regimen F)
Denali DNL343 elF2BIEMEAL 3R Ph2/3 ES:
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C9-ORF72 ZEH LIS D E5I22025F 2 A, 7ILYNAI—R" (AD) Zxt& &LT- OBP-601 (TPN-101)
ALS 3R ELT- ALS £ | MRS (Phase2) DRREFERNICFTEIL TSI L AFRINT =,
EADBEISILKRET LY
NAI—IRA~DBEGHE R TILINAI—RTIE. FVDOHERNBREAI RN ICERL, EFEEN DA
ZETE S HEEEEOEREELEELTOSEEDLN TS, 2V L EICHEMRICHEE
THOMPNEREES IV INVBED— DT . BERX. MINEODEECLEMDHEE
[CBIELTLADGEIRMRTSALUTI12&KY LINEI BEEL 6 FBOTAVT
F—LBIBEEINSIENNENTILNS,

R BRERDEANICER T SHBELEMEER (B4 NF—) TR EEITL
TERBITDIIDTAVI+—LIZENHONBEIELALNZHEL>TET NS,
PSP Tl 4 VJE—FE D, TILYNAT—&E(AD) TIX 3VE—rEIE 41 JE—
FoAEE LI KB TRERZRBL TS,

BIRARTSAO VT IR T BB IDT A ) I+ —LESIRE
BRI % 9 HERT R

N [R1[r3 [Ra -C

N[N R1 |R3 [Ra4 -C WE—FEY —Ev IR

N[ [N1ne] R1 |R3 [R4 |-c (3Y -+ 2YDER)

N [R1 [R2]Rr3 [Ra -C FIYNLT—IF
N[N R1 |[R2[R3 [Ra -C aE—tay /(3+4u E— k&Y OER)
N[ [Ni]ne] Rl [R2[R3 [Ra |-c

PSP (1T L RFE)
@Y e—+r2YDER)

(HPR) I'The six brain-specific TAU isoforms and their role in Alzheimer’s disease and related

neurodegenerative dementia syndromes | The journal of the Alzheimer’s association 2024 Feb. 25

MERL

TDP-43 [ERMRTS4 | Flz. TILYNAI—FRE (AD) PEEMEMERIRIELE (ALS) TIE. TDP-43 &
DU OMBIDHEELD | BOBIEHNEL TDP-43 [LEIRMR TS 7 EMHT 2ERNHLHI LN
% BREENTEY, 20 TDP-43 DEEIZE>T BIRHRT ST MG
nizWeE Z2 515 (I Cryptic splicing of stathmin-2 and UNC13A mRNA is a
pathological hallmark of TDP-43-associated Alzheimer’s disease 1  Acta
Neuropathologica §& 2024 Jan%), MMA T, 7ILYNAI—&ETH. KB R+
(CSF)D NfL LRUHRIKDETERFENH O EOFRTARLFUD LR
M ERABEEDIE T LEEL TS (MU ARV 4t HP) , LT=A%> T, OBP-601
(TPN-101) [F. ZILY/NA—HF (AD) *> C9-ALS LS D ALS. HFIZHIFEHE
ALS 2%, FFRICHERERELTHIRFTES,
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J&|& Phase2 DBtAZEET
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f=12L. Phase3 ~ATv 7
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KT BIZIE PSR
RN TIEEE

AHT7—I~DHYITSA
2 XX MRA A\ tREFIZ

BN T1—T)OTY
Zlz& e

CNS fE#E X MRA DxFFRE
LTEBSINTLVS

ALS O ¥ELBERIEF
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v ERAETEALSODEI 5006 IC BRI ENE T
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> COORF72 : BETHCMNE
= S0D1
¥ FUS
> TARDBP %

n MFMEALS
< ALSEED# 9 0%
v TDP-430"MEREHE S MEENTVS

v TDP-43(3. LINE-1ORMEMM=E, #9iF
ICIEE S M2 T L. MRS (SRR D RRIE T
TREGESTLEZNTVD

= REEHEALS = FEIEALS

(HFR) A2aURnNA477—< SREWLWEHEICHTSEZE 2024 £ 10 A 12 B

D. 2025 S DRAFEE

W PSRRI U TIE PSP ICEL T SA—bF) T FEIZBHOES
FZEIZXY Phase3 # 2025 FRIZFIRT 5 FE THS, ALS [F C9—ALS 7=l
T D ALS B R ELTKRIFIELL Phase2/3 % 2025 FRNIZHIRT 558 T
BB, Ttz TILYNAT—RER R ELT Phase2 £ 2025 FHNIZFAET 5 FE
THb

PSP, C9-ALS &HIZHDERB TIEH SN, Phase3 ELHHEERHKIETS5+
RxftE 2 B (&8 50-100 fIFERE) D KRELERRABRMNITHONEEEZEZ LN
B, NAFI—H—DBRELZTOHINELEEZEZ 1 HlHIYDIXLE 10
ARIVEIRDKEERTET HE. 200 FIT 20 BRAFILEET D, D 2 KD
Phase3 IZAIZ T, 7ILY/\1Y—¥F (AD) > C9-ALS LIS ALS #xf&&LT=
FAF (Phase2) . ZL CGEERE £ E 2 5L FIURRY U A TORRIZIE
xS,

FSURRY U TIE KFEEKHADY TS/ XK IPO. MA EH D
B BETREMZRETLIEAND, 5IEHEE TPN-101(OBP-601)DRBAHEHEEL TL
HEtEHOND BHE. HITSA VRO M&A Ea—RL—r7HLarDRE
ELTIE., R#REET. BEICTAEVRABWEINEILZHESEIZT S
L DRYRELEEN G TELAREMELH D,

MEA DIFE . BIREEMNENSWIZHEEM P WIETELLAY, CNS FEIE X
DASEIFEITAT MRGA DRRELTEEINTWSRHTHD, ¥I51t>
APMAFEI—RL—r7 0230 ORBEEL T, HREHREE T, BEICS
A2 RBEINRIZLI-BIESEICT HE. NMEYRSLEEIHAGFTEHARE
HhH 5,
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M&A DIFETH IPO Di5
ATHE—EDIAILARL—
UMV RRY ALY
OAYRNAFT7—I~XK
7N oY ()

CNETOEHESET S
EDBYREGEENH
FTED

3 DHM AGS XEDRER
LT

FEUARY U TCaA—RL—r7 0 av N RELIGE . AV RNAFT
7—RIZLHEE DA BN BT EETNTIEWLITEL,

QBESAEYZ/ MRAIZED
D020 I HERBE [ILDS 1 1> R2HEY THE S AR E AT S

Vs 10nco| S — TRANSP ON | rmmeeee > iAo
L.JBioPhamym Py QS € rrnnnn AFRESH?

DR B &/MS/BIGHED—FHESEEMT @A) TS MSIRA AR EIRACE:
MRAKSEIZH I L, HEB3(E MILEIBERZIAONS IRENRETD

(HFDAVIVRNAFT7—7 SHGEBHASEN 2024 £8 A

(B3) RUREIHHARBREHETOS M XI5 F]

A4y | o . T4t R
FeFby g |7 A > R BICAE FFREFH DEIRE HE —kE wa
2019.12 |Roche  [Serepta DMD(# 2 hB 74 —) |SRP-9001 Phase2 Phase2 TiuR&ER(1725(8MA  |3525(8F
CEEFAEX) 2023.6
2020.8 [Biogen |Denali IN=F ) UPR DNL151 Phase? Phase3 1537{8[ |3225(8M
(ESF)
2020.11 |Biogen [Sage 3 DM E DR R SAGE-217(zuranolone)  |Phase3 AER 2023.8 a5t a5t
SAGE-324L\ 91 £ €9 F |Phase? Phase2b 228718M |4687{8A
(WFNHENTF)
BT |[ER% BESE ERERR M&AEs D BAFSER B BIREE
2023.12 |Abbvie |Cerevel NR—FV VUK Tavapodon Phase3
A KRPRAE Emraclidine Phase2 1J3FRA
we (WFNHEDTF)
2023.12 [BMS Karuna RERBE KarXT filing for NDA 29/
wE PDUFA : 2024 September 26
2024.10 |Abbvie |Aliada Ty InA < —BIREIRE ALIA-1758 Phasel 2100&M
2024.11 |Novartis |Kate DMD FSHD DM1 AAV  gene therapy Preclinical 165018M
X-linked Myotubular Myopathy
I Astellas~3EH  2024.6
2025.1 |J&J Intra-cellular  [MiALIAE. WEME 5 2% [Caplyta(lumateperone) RE R 2J82FEM
MDD~ 0 F&B 0 1 8 35 75

(WD AIURNAAT7—< 2024 5 3 F BEHPASERICTIZTIY—FMNE

E. Z0Ofth

MEETHD 3 REOBRKRRRIE. 7TAHIILT-T—TsTAEIRE (AGS:
Aicardi-Goutiéres Syndrome) Z Xf 8 &L 1= Phase2a CABRE S :NCT05613868) T
BB, TIERBEDBNF—TUSNILHERT, 2023 & 7 RISHRADEBEMRA
N (FPDICEY., BAEEITRTHS.

CE)7AANT - T—TATIERB LIS

FLRHICEECHRERETL, EITIHEO/NERE., EHE. DA _T7EE . SEOHEHRE
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@ P53 EEEFRE-ZEISAICED
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RE—2XZ2FEL RELGHRBOBHRERYT .
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NAZIYEHEZRE CAF (Cancer Associated Fibroblast) [EEIEEL T, fid AR REF Y
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DAZETHICEBERINDGRA UM THS, CAF TRETAAS—EDFEHE
HIEL TAAZAOURBLEILITCLY, OBP-702 A%, TAAT—H JEKTHF
B91Zp53 ZRHL. p53 AY CAF ZEL. CAF ADAFIORET Y
IRAVEERIOBEZNG T L20ERNTHERETHEEALN
%,

NFETEREEDRD | 2022 FEF, BILKELNERL: AMED(ELMZERFKE ZABARERH
®.AMED DE£ZEAL RHB) OESZFAL, AIERRAREZHE T HLLHI1C GMP REZFFIAL
T-EERNTIERKERED 1-,2023 F£EH AMED E£%;FRHL. ARED GMP R EMIFZ{TL =,
BREMELTERA, E | 2024 FEE, ATV RN/ T7—lF, BILKZERIZTVEAAERRE
Bfi & T Phase1~ L7=;88% (Phasel) STEID R EZMBEL TE1-. £LT 2025 F£3 A 7 H. ALK
22k OBP-702M EENEEAER Phasel A AMED BIREZEICIRIRSH,
2025 4 4 A ~2028 £ 3 A 3 £, #%81) 3 EAMNBBEINSIENAKRE
Nz, TAASAL 2 (0OBP-301)RE4k. [ ILXZ D EE AR (Phase)IZTR
SHOEENREEIN%. 423 RN FT7—<H OBP-702 DEGREAS
5| EHOTLKAETH S,
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Sweden ® LOKON #hi% 2024 4 3 AICHEMEA A &5t 5e & U2 BRI 7 A L 23K
LOAd703 ® Ph1/2 ® Arm1 (LOAd703+{bFH1E) ORER 4 AR L TWD (ORR55%,
DCR91%), 2025 4 1 J Fast Track f57E & HfF L7, S4E0 BREITNT T Arm2 (5
EF v RA 2 FEEH Tecentriq HMA 1= 3 FIFFAEE) OFRELH T Dbl
WFEE TV 5,
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I RBEESIVNFVR—FOHR

2024 £ 12 RHDFELIL 31 BEAATHY. BIED 63 BAAMNSFRLI,
FTLIE. PSRRI U CNIFRTEICH >R ILKRZEADBBRERSE 35 BAAMNEAEY | FSURAR
MoDIAILAL—2DH | IAADLDIAILAN—2A 31 BEADHELEST212HTH S, ERERSE
FAEV R (RENAZHRELT-IEHER (RT) Gt AEE) DEZHTIEEZH—F
SRAFEERS . FEAEATAOIVHADSA ORI ETE—BETH

HELTLVELY,
BEOKHR
(BBM)
2017 2018 2019 2020 2021 2022 2023 2024

FL 229 168 1,303 314 642 976 63 31

EXMREE 197 152 1,292 314 segment

REEEE 33 16 11 0 #H—
o LRI 158 47 1,190 253 198 338 30 31
REE 1,236 1,295 1,702 1,911 1,653 1,542 1,960 1,712

5> bR E 571 606 562 987 825 947 1,351 1,088
EELE -1,078 1,247 511 -1,674 -1,454 -1,204 -1,929 -1,681
E MR 4 21 20 0 38 63 32 45
EENERA 13 4 48 49 84 21 16 28
BEAE -1,087 -1,230 -539 1,723 -1,500 -1,163 -1,913 -1,663
HERIFIE 0 0 0 0 0 21 0 0
LERIE=PS 0 0 369 367 110 4 21 17
BATFIZE -1,087 -1,230 -908 -2,091 -1,611 -1,146 -1,935 -1,681
ERCEEE -1,091 -1,234 912 -2,095 -1,615 -1,148 -1,938 -1,684

(HAAMEESFREEFN T T —FER

ARMAKESEEFARN . —AH.2024 F12 AHOHARMAFKEG 10E 8 BAAL. FIFLL 2862 T
FEEFDZTLEN. A/ FHBLLTVSS, TRIFERADBBDOZIIVITDTNICEDIEDTHD. N
CIVHEADHILWNE /O IxT S 0BP-301 DELEERD—HNERAELTRESNIZOMN
RAOERBHBDA(IVY 2025 FL&3Y, GOV EELTH ESN TV, COMERREDFVERBL
DTN TRED T.2024 5 12 BHOEXBXRIE. 1681 BAMAL AIEL 2B 48 BFH
[FEHEPLIz, SHIC. ARICKUNERTEEICEAT L ABERBNEL:
ZTORE.EEZFNBZOK H.RBEKL FIEL 2E S50 BAAIFER/NL. 16 8 63 BAMALEEST=,
FigAHE/ ERELT, LEMFIRIL 16 B 84 BAADKRFELELST=,

2025 EDFTLERFEOEH N  SHAITIE, 2025 FOFTEWREFEITRELLTLVS, OBP-601 DFAFA
FRITKRE RUNEBPISU AR 3D MRA £ IPO IEI—RL—RT7 o avIz&ky)
FSURRY U HHDO—R | RETEIIAAIINAN—VIRADFELHEELTULVEL,

L—hT79230TREE
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) aY ER@EEEADE. 2025 FITHKLET S 0BP-301 ICREET HEMAIL. BRIZHA
BRZD3DEFE—I7INTWSA, HEDOERALEESL 2-3EBEZFELTS
EFAE T, 2024 iy U, BEOLODEELVYIEE. DHZATNSIEN DS, 2024 F LEKEH K
DKELRKEEAEND BT DEDEEZOND,

HROBELT.ZEE —A.2024F 12 AXRORHELER (L. FEFHEDTHEICKIESRE

SRR ELLGNE (280 BAM)IEA. 248 11 BAAIEERFET H1=8. OBP-301 D4

HEIND NEEETOF I AERSRALTNS, RBEEDSHEES UMD

DEULERLTLED, CNIEVAIILAREEZRIELTLNBIAL DU A DRTHA
WEEBMAERTHS,

INSGURY— DR

(BHA)
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T HO0ME 10 10 7 7 7 7 14 7
(REFEDOHE) 20174 20184 20194 20204 20214 20224 20234 20244
HHDFEITICL ZA 1,409 1,188 1,006 245 3,085 0 1,223 2,890
R FHROMEFATIRA 3 12 0 0 42 0 18 0
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