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HATRAE 2R ET D E LTI, 7 A U IHZEFEH R (NASA) 23345 L 7= Technology Readiness
Levels (TRL) 7" 256 TE Y, KEIZHIT 5 Biomedical Advanced Research and Development
Authority (BARDA) TiHEREMLOBBESL =41 /8L LT, £/, ABITBWTHIEIHFSE
BRFSIEN e L X — « PEEFMR G B (NEDO) TOHMRHMEEZEE L EHS TS, &
52, TRL IEEHBEEKICIS U TREEZINZ 729 2 TIEHT5 2 &R I TEBY . TRL 2Lk L7
P E Y A7 OF5EE Commercial Readiness Index (CRI) 9X°, [EIENLBAZE « SEFHEHNCHHE - 1AL
7= Regulatory Readiness Level (RRL) 10 3&E SN TW5H, L LZeA b, 24k TO TRLIEMIX
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CRI
TRLS }7 8 Bankable Asset Class
—
=Actual system completed and “flight qualified” through test and
'demonstration (ground or space) Market competition
5 Drivi idespread development

* TRL7
1 ionina - - Multiple Commercial Applications
’7‘ TRL6 —
3

Commercial Scale Up
odel or ion in a relevant TRL
environment (ground or space) System test, .
Launch & Operations 2 » "
fondmlsrulsorbet iSRRI SN o Commercial Trial, small scale
TRLS
System / Subsystem 8
«C and/or in relevant Development -
Technology
Demonstration . 6
5
4
3
2 1 Hypothetical Commercial Proposition
1
ARENA. Technol Levels for Energy Sectors.: 2014.

2: Commercial Readiness Index

1: Technology Readiness Levels
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DRL O & EFRIL, 9 BEBEDO L)L CHEE U 7=, KBS DL ORET A RT A4 VL E TD
7nt%&\ﬁﬁ?&kLT@E%m%%@@b%HﬁuﬂﬁTéﬁ \%%w4b74/ﬁ¢%vA
w5mmﬁﬁﬁé:&f7uﬁx%mﬁmbto%&ﬁ%@@ﬁﬁ4ﬁ74x%m IHATT DB L L
T, W T 5270 A, B{FIREORA N T T 77 4 A, KM EOZENRLETHY . b
%V~w14;ﬁ HMe LTz, BRTA RTA UHESLIE DFBEDPFERE Tdh 5 L~UL 6-9 (X BARDA IZ
£ B EEM G ~0O TRLIEAF] 831 IOV TRL 2 FAR T nw ATEHOBE#R 02 UEBL LZ, L
L9k, AGREORBICKT DIEHN R GRHERE, BREBEBH, F72IRIENIEE) IS C T3 20H
77 3 9a,9b,9¢c ZERE LT,

Level DRL description
1 New disease identification and case reports

Proposed disease concept

Disease mechanism research in basic fields

Applied research for diagnosis and treatment

Establishment of clinical practice guidelines, diagnostic criteria and disease definitions

Screening and identification of therapeutic drug candidates

Pre-clinical study
Clinical trial (Phases 1, 2, and 3) conducted

Drug approval and launch in the market

O | [ | |0k |W(N

9a: Symptomatic treatment
9b: Disease modifying treatment
9c: Curable treatment

# 1: Disease Readiness Levels
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%, DRL %, 7tk TRL 233l g & L TR AL TOHATRHE OMf A & Fe v | B2z
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DRL fRfEPPAs | [ ZTTKERE [ VExaswEfme: EP ] | [ FoP [ BYAFO7 41—
1996: 1 case series®® 2012: 1% case report 2020: 1% case series 1959: 1% case report from 1692: 1% case report in France 1836: 1% case series report
Tangier Island, Virginia
1868: Case seres eport
Since the 1800s, recognized :ggg 3 dhlé‘ D t h A osed .
: as myositis ossificans progressive uscular Dyst on y Association
2023: Disease concepts® 2022: Disease conce| 2023: Disease concept tggg: gfs?:‘:ﬁ‘:’s"‘::g;n o TrorA e Prog i US
i 2005: Patient organization in Japan 1950: M cular Dystrophy UK
1964: Japa MuscularDvstrophy
1999: Causat Associatiol
: Causative gene . .
2024: Mouse 2023: Cell line model iclantification zgrl)g ('Pzéusaﬁlvp gderlisl identification lg:; ? t del et
2000: Mouse model Nl cell models ausative QE"EI lentincation
2022: Azacitidine treatment 1994,2007: low-fat diet 2008: NSAID treatment report 1974: 1% Prednisone report
2009: Miglustat report
2012: Clinical practice 2013: Clinical practice guidel - ) .
: guideline . Clinical |
guwde\me 2019: Clinical practice guideline 2013: Clinical practice guideline

2017: Sirolimus in iPS cell 2009: Viltolarsen in model dog

2009: Pre-clinical efficacy of Viltolarsen in
2017: Pr’ecl nical efficacy of odel dog

\\\\\\\ 2013: Preclin ca\ efficacy of AAVrh74 for
Elevidys
2015: FOP registry launch 2013: Elevidys Phase 1 clinical trial*
by IFOPA 2017: Viltolarsen ODD in US**
2017: Sirolimus dlinical trial 2018: Elevidys ODD in US**

2018: Viltolarsen Phase 1 dinical trial*
2018: MDA funded a clinical trial network
2019: Viltolarsen QDD in Japan**

9a
2013: Prednisolone (PMDA)***
2017: Deflazacort (FDA)***

9b:
cind al fre Tin 1al. I} P ]
< oo (1o PO cotsoase s DA g a1 2019/2020: Viltolarsen (FDA/PMDA)
**Information from the list of approved drugs by each authority 2023: Elevidys (FDA)
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