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ZHBNN MR EAE (wet AMD)
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*Informa Pharma intelligence Disease Analysis: Wet age-related macular degeneration (Wet AMD)Published on 11 February 2021Ref Code: DMKC02186 m
IEB0T =A%V HRHCTYER. ~—



KEITEREETNTLWSERHFAERS @

i
In"adol SERVICES v CONTACTUS  FRANGAIS  SICN IN nrcnres Q

ERPREVERDYEA TL\SRFRR S m(dVEGFIREHAIRSEN
[FEALET BHOLOIBFTARS -5y FOTBEE(EA BN

DELVE]NSIGHT

Age-related Macular Degeneration Pipeline

Analysis of 70+ Key Companies and 70+ Ke, -
ys 3 y P Y Drug Company IClinical |MoA ROA Expected
Therapeutic Products Phase Launch
Delvelnsight anticipates the launch of ABP 938, KSI-301, OPT-302, and RGX- |RBM-007 Injectable [Ribomic USA Inc Il Fibroblast growth factor inhibitors Intravitreal|NA
314 in the Age-related Macular Degeneration Pipeline as the Solution
t ising th ies.
O Sy S e Faricimab Roche 11 L r endot? he

March 09, 2021 2020 ET | Source: Dedveinsight Business Research LLP

OpRegen Lineage Cell Al Key Pipeline ﬁ@WER

[Therapeutics

§ Los Angeles, USA | March 05, 2021 (GLODE NEWSWIRE) - Age-related Macular Degeneration |Lre | ¥y Kodiak Sciences BN VEG FBH_:'_l:IEﬁIJ 644:

Pipeline Anatysis of 70+ Key and 70+ Key

v
in Deivelnsight anticipates the launch of ABP 938, KSI-301, OPT-302, and RGX-314 in the Age-related |ABP 938 IAmgen 1 ﬁi Izyg 144:
" " dN

Macular Degenevotion Pipeline as the most provvsing therapies.

ODelveinsight's Age-related Macular Degeneration (AMD) Pipeline Insights report provides a ADVM-022 Idverum 1
=l ( %+
comprehensive cutiook of the pipeline therapies that are in different clinical and preclinical stages Biotechnologies FG F2 BH I RB M OO 7 1

SCTS10A Sinocelitech Preclinic 11 Vascular endothelial growth factor A Inlm.llro H NA
inhibitors

CB-102 IGraybug Vision Jl Vascular endothelial growth factor Intravitreal|NA
receptor-l antagonists

* KEFFESH Delvelnsight Business Research LLP (https://www.globenewswire.com/news-release/2021/03/10/2190007/0/en/Age-related-Macular- ()
Degeneration-Pipeline-Analysis-of-70-Key-Companies-and-70-Key-Therapeutic-Products.html)



RBM-007

ACHZ X5k & U Tz ERPRAR

RIBTMIC




35

IEEAZAE (ACH, Achondroplasia)

o IXBMIAAE (ACH) &l
FREDIEEZH IEREREIIDHIIEETI .
BINRaEEEMMFELEE A

o IREMAZAVE (ACH) DIRE
FGF5 > )\ OE(T3 T 2REMHFGFR3(CHETT
ZREUEFGFR3ICK DT BORRICKHEIIER
B (R DOERRICBRIRT L —Fhth
D, BOREMAITSNET,

\V Nx\, D

ZEREFGFR3

o REMMAAAE (ACH) DEFHE !
H7 : ¥96,000. A
KE : 20,000~30,000.A
5 #2558 A

* 1 BRI 5 —HPORBEIRIE (STHR276) SREBEIRIDAR ()
FA RSASZRMEL, 42T,

* 2 Horton et al. Lancet 2007; 370: 162-72
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SCIENCE TRANSLATIONAL MEDICINE | RESEARCH ARTICLE

BONE Copyright © 2001

The Authon, seeme
An RNA aptamer restores defective bone growth s v
in FGFR3-related skeletal dysplasia in mice Amadomlesstuten
Takeshi Kimura'!, Michaela Bosakova™**", Yosuke Nonaka*!, Eva Hruba', Kie Yasuda', i
Satoshi Futakawa?, Takuo Kubota', Bohumil tmemu’-',sm Goversmera Wods
mw.mw,mnﬁ".smw&mm"
Masatoshi ', Michaela Kavkova®, Tomas Zikmund®, Josef Kaiser®, Marcela Buchtova*'"?,
Deborah Krakow’, Ymunhnn‘“' Kelichi Ozono'*, Pavel
e rmet preent gt frm of dmmrents ke amd omed by skt smton
Incurable. Here, we evaluated REM-007, an RNA usly de lize the FGFR3
Nigand FGF2, for its activity against FGFR3. ity rat mouse tibia organ culture,
RBM-007 rescued the peoliferation arrest, degradation of cartilaginoy il trix,
uwwmmnmmmm‘: 1AL ;
and m When delivered by injection, REM-007 skeletal growth In a
del of droplasi mmm-mmdwmmmu
INTRODUCTION ytokine/signal d and activ of (STAT)
Achondroplasia (ACH) is the most common dwarfism in humans,  signaling, and bone Bog '- M‘MMW

occurring in between 1:15,000 and 1:40,000 live births (1). ACH is  signaling (5-7). The compl

mnmhhmmmm.m FGFR3 affect choadrocyte beh
brane receptor tyrosine kinase. Fibeoblast growth factor degradation of cartilagin
MN)MMMWWWM senescence. Collectively, these changes lead to disruption of the
blast growth factors (FGFs) (2). In addition to ACH, activating  growth plate cartilage and defective endochondral ossification (8).

*Sci Transl Med. 2021 May 5,13(592):eaba4226. doi: 10.1126/scitranslmed.aba4226.
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Phase 1 Cohort 1 SIER(2IE T T 1 SFS—KIS)
IRFEAE LT EALE (€ & DI
IR U 7= TosheRBR (ki L 7=
o tEaEM %D 31(%0.6mg/kg (CIEL T
FRET2 R A B (CRBM- Rhe LTz,

0072 FiZ5 L. & 6 /:, RBM-007%0.1~0.6mg/kgT2[E]
%@-?@1&-%%@3 pr— FT. INZ2BEBR TR TS
BEZARET JEIEADBEMIC DTS, TR
fEFn-or.

o HARA
@ RBM-007DIHEERIE(C LD,

2020.7~2021.5
;} RENEY BPhase 20EEST —5H
* 1mg/kgi%S5 DI TEERTEEBREEDZH.

A= = -
FAE%0.6ma/kg T L Cik D 03B S ST,
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Global Achondroplasia Treatment Market Size by Regions
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2021

ACHDBEEN TG (CHfaTNd 2

N — " “ Oth
0. SAEEDIF B ADEN o
m Europe

m North America

2022 2023 2024 2025 2026 2027 year

*Source: Secondary Sources, Expert Interviews and QYResearch, 2021 -
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BioMarin Pharmaceutical (CA)
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EMA - FDA 7&G2(20214F)
PMDA #E2(20224F)

BHKRTES

*Therachontt(dPfizertt(CL > T. 31{E4 THEKRILTEUR,

Therachon (Basel)*

Therﬁﬂ!gopﬂm‘l é Pﬁzer
FGFR3#li2s Rl & FcDRIE S
>~ )\J& (sFGFR3)
100~150 KDa
FGF hSwF
Phase II (20214F)
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FbEDARIERP S IERE (PAH) & IL-21

o fbENARIEAPSIERE (PAH) &(E
HAMITIREHREB (CRESN TV DR
AHENAREE N ARE U CIME DEENET UITHRR. 2B A\DIIRBMERDHEIEICEENEC.
BRI (FIIDAENSTEICEDR C EDHIDIEEINIRE

o BlFDiaEE
B aERAMEZTINRSEDFERAZIFTDOEDTHD . MEEEDIEEZINGI T IIRAEEE
(FFEE LR

o fbENARIEAbSIMERE (PAH) DIRE
IL-21 (/>4A—0O41F>21) ([CKDAMEMED TS >

N US$ 1.35B

AW (1)

m & R R

Tiny blood vessels in Lungs

Normal PA PA

* BEL - ISR

~ Informa, Datamonitor Healthcare U\,
P L LRHCTHRRR - /ERk.  (2022/6/20)
| G

.(. g IL-21 samndd
(-4

G occlusion | *Hashimoto-Kataoka T, et al. Proc Nat/ 7\
\V 5/ Acad Sci USA. 112: E2677-86 (2015)
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MEMEREES IV D AR

Normoxia Hx Vehicle Hx Aptamer

Wall/Lumen ratio

Elastica van Gieson stain

Normoxia

Anti-mIL-21 aptamer significantly inhibited on smooth muscle in
hypertrophy pulmonary arterial near trachea in PAH mouse model.

[ HIL-217 T 5 — (O & B ETREE IR R A TR ]

Vehicle  Aptamer
2mg/mL
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(WetAMD)
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