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FEMAICHIZEIC S L Th 59 2 &AM THEE
R BUER L L CRIEROMISERFEICB T 54
EHEDOREDHEBE - TROMEAINTTLUL
127 b L.[PPL/E (Patient and Public Involve-
ment,Engagement : 8% - RS H), B&H LD
Co-creation (8l | #R#ET 22 &L THRE -1
RZMMAEOFERZHIET L LTWEY, 20
HiEo—>2L LT, [BEHRETY M4 (Pa
tient-Reported Outcome, LLF.PRO)] & [V 7
V17— K - 7—% (Real World Data, LT,
RWD) | OIFH%Z#IF T %, PROEIZFIRT ¥
N 25l (Clinical Outcome Assessment, 2L T,
COA) O—>DT, BEHEDRHIREEICHE L CEER
A O EHERE SN LHERICESIRETH D,
FDAIZ X 2E#K Tl [BEHEDRIEIZOWT, R
ERLMOF DR /29, BHEPLHHEEHEON
L BBEDOEBIREBICET 23 XToOHE] Lsh
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% PROEHICET A4 4 FI 4 V& HI4FE
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2) FDA homepage, [Patient-Reported Outcome Measures: Use in Medical Product Development to Support Labeling
Claims] (content current : 2019.10) https://www.fda.gov/regulatory-information/search-fda-guidance-documents/
patient-reported-outcome-measures-use-medical-product-development-support-labeling-claims

3) GG R — A= D [HRIIE - BB OIS 2 5RO I OWT (20194E60) HE b F & o] (2019.3)

https://www.mhlw.go.jp/stf/newpage_04179.html

4) AMED F— 2= [Wige~0 B - TTRzm (PPI) @ B - iiRZmW (PPI) 44 F7 v 2] (20199)

https://www.amed.go.jp/ppi/guidebook html

5) PMDAK®— 2=, [BEDZEWG : BEZW A A 4~ A (PDF) | (20219) https:,//www.pmda.go.jp/rs-std-jp/cross-

sectional-project/0020.html

6) EAGHE AR T — & N— A, [BHEFEONGE & #3% L72 PRO A N7 4 »OfFi] (20236)

https://mhlw-grants.niph.go.jp/project/161320
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% PRO O FiERE % Blf# 3 % 725012, KEI FDA
A32021 412 24 % L 72 [CLINICAL OUTCOME
ASSESSMENT COMPENDIUM]® (L, F. COA
COMPENDIUM, [ 2) |ZRLHK S A7 B
D COADHHFERZIHIEL., TDOHFTOPROD
LEDITREREZINT 5. TNIIELL, HE
BORFHEROMELBRRD,

FDA 1X20094F |2 [Guidance for Industry, Pa-
tient-Reported Outcome Measures : Use in Med-
ical Product Development to Support Labeling
Claim] & LT, BEMEFORELEMFHFEZ M
2. KRR R R & L - ERRERERIC B 1 5 PRO
ERHICH S 2882 AR LY TOERKETIE
20164F 12, R AR DB - KB T 0t
A OMHEAL, WFEE & O, FBHRET — X
DEFTE, EESBORH 2 RET LI L2 HY
& L7z [Tthe 21st Century Cures Act] (Cures

2 [CLINICAL OUTCOME ASSESSMENT COMPENDIUM] $k#%

DIVISION OF NON-MALIGNANT HEMATOLOGY [DNH)

Disease/Condition COA Context of Use Concept

Drug Name/Approval Date/

Al T DinneT ol

Acquired thrombotic Adults with aTTP,
thrombocytopenic purpura in combination with

[aTTP plasma exchange and
immunosuppressive therapy

* Recurrence of TTP
[exacerbation)

* Treatment-emergent major
thromboembaolic event

* TTP-related death

Composite: ClinRO Cablivi [caplacizumab-yhdp)]

February 6, 2019

Hemophilia A
(aged 12 to 75 years) with
hemophilia A and FVIII
inhibitors who previously
received either episodic
[on-demand) or prophylactic
treatment with bypassing
agents

Adult and adolescent males | Freguency of bleeding ClinRO
requiring treatment with kxwh]
coagulation factors

Hemlibra [emicizumab-

November 16, 2017

Adults with hemophilia A
and FVIIl inhibitors who
previously received either
episodic [on-demand] or
prophylactic treatment with
bypassing agents

Health related quality of life- | Haemophilia-specific Quality
physical health

of Life (Haem-A-QoL]
Physical Health Score: PRO

Iron deficiency anemia Adults with iron deficiency
anemia who have intolerance
to oral iron or have had
unsatisfactory response to

oral iron

Dizease-related fatigue

Functional Assessment of Feraheme [ferumaxytol]
Chronic lllness Therapy- June 30, 2009
Fatigue [FACIT-fatiguel: PRO | February 2 2018

i c 5IH8)

7) FA4 TV AL ARME—LR=T, [BEHE T 7 b H 2 (Patient-Reported Outcome : PRO) ZF{HiRE 8 4%k~ — 3 ]
(AT 20255.31) https//www lifescience.cojp/pro/index.html

8) FDA homepage, [Clinical Outcome Assessment Compendium] (content current : 2021.11) https//www.fda.gov/
drugs/development-resources/clinical-outcome-assessment-compendium
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Act. 21Hib#G#E) kR b a2 gk
AT dH 5 [Federal Food, Drug, and Cosmetic
Act] (FD &C Act, I fam - Eda - bk
) IR THH 2 BT F e D FZH D 7250 |24
SEY AR E L TVEDSITbNS, £DEE3011
503 TEE 3 5B %~ — Vv (Drug Development
Tool, LAF. DDT)] OB Z AT H5HTH
D, DDT 9 bbb, EEMFHFIZBWTHR)ME -
L% &) RRIZEHE 57290 D PRO & &
L7 EAAY MY = VORI - LB EHETLHT
Ot AZFLFKHTH S, £72FD & C Act D
JBINEES074: Tld. FDA S a5 & ~
% — (UM, CDER) B & Oy a#ny S50 R A
%t % — (LUF.CBER) ®RfEA & £12.DDT
% [NAF <= —, COA. TDOMDHETE=
MR LEF L. DDT RS an, Hraasl,
BB ORI EE & v o 7o - R R B & 3R
HTOL AT L2 E R EITORL TR Y,
B S Tl BEmAFEESEDVHIE - R L
FDA IZHIFE L7 DDT O Z 4% % FDA 7%
AL €O ZRET A2 70 ABRLTH
D, HEEEZ PELTWLEREIINT LA 5V A
& L T [Qualification Process for Drug Develop-
ment Tools] 78 FDA X 1) 20204EI2AF SN TW»
5o ZOHTIE, BERHREMII AT 720
HDEHR T B IHE, % 7% DDT OB IEFHT
R BEIREANT R EE M DRZEIZ B\ T 2 78S
T —F LA TAIERUREE T 5 LB
. B ZEH 7225 Lz #ig ko dH 5 DDT %
W THREEDOMEE & 750 BH 2 W Fe k) RN &

BIZEL L2922 LT, W REFDOHIE
/N LFE I 2 WA C X 2SR H 5. &
LTWa,

6] B 12 20204F 12 1% [Patient-Focused Drug De-
velopment: Collecting Comprehensive and Repre-
sentative Input] (R#HR) 2SFDA L) AFIh
72 THIEEEEMAZE, FDAME., Zoftio x
T =7 RV E =T 7o, BE L O BRSNS
AT DA —ADOH A F L ADEE 1T
HY. FTIEDFT 7 PAREFTRES N
720 HBHE OB & EHE B B X OB
WM AR 72DDITA 5 A TH Y. BERN
HEED S OWUFEN P OREN 2 ERZNET 27
FAEARLBTON T D, ZOEFET ) —X L
L C. [Patient-Focused Drug Development :
Methods to Identify What Is Important to Pa-
tients] (BERLNEBEVEELE R HEIR, BE
DR, HROBM, VAT EXRRT 4y NED
THREWET BT A 5 A, 20224, ffk
i), [Patient-Focused Drug Development :
Selecting, Developing, or Modifying Fit-for-Pur-
pose Clinical Outcome Assessments] (% O #
Bt 2 BRIR BRI B IS S 2 720 D
COA D3E5E. %, BIEICET 27145~ X,
20224, N7 7 )Y, [Patient-Focused Drug
Development : Incorporating Clinical Outcome
Assessments Into Endpoints for Regulatory De-
cision-Making] (COA % Hi# ko B PesgE (2
THLY RKRA Y MELTHARETZODTE
S HAICBT A A 5 AL 20234, KT T

9)

10)

11)

12)

13)

FDA homepage, [21st Century Cures Act] (content current : 2020.1) https://www.fda.gov/regulatory-information/
selected-amendments-fdc-act/21st-century-cures-act

FDA homepage, [Qualification Process for Drug Development Tools Guidance for Industry and FDA Staff| (content
current : 2020.11) https//www.fda.gov/regulatory-information/search-fda-guidance-documents/qualification-process-
drug-development-tools-guidance-industry-and-fda-staff

FDA homepage, [Patient-Focused Drug Development : Collecting Comprehensive and Representative Input]
(content current : 2020.6) https://www.fda.gov/regulatory-information/search-fda-guidance-documents/patient-
focused-drug-development-collecting-comprehensive-and-representative-input

FDA homepage, [Patient-Focused Drug Development : Methods to Identify What Is Important to Patients] (content
current : 2025.1) https://www.fda.gov/regulatory-information/search-fda-guidance-documents/patient-focused-drug-
development-methods-identify-what-important-patients

FDA homepage, [Patient-Focused Drug Development : Selecting, Developing, or Modifying Fit-for-Purpose Clinical
Outcome Assessments] (content current : 20244) https://www.fda.gov/regulatory-information/search-fda-guidance-
documents/patient-focused-drug-development-selecting-developing-or-modifying-fit-purpose-clinical-outcome
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https://www.fda.gov/regulatory-information/search-fda-guidance-documents/patient-focused-drug-development-selecting-developing-or-modifying-fit-purpose-clinical-outcome

MW BRFEINT D,

Ll grat g & L7z [COA COMPENDIUM]J (&
INOHTAT Y AOMREE T R— bT 572012,
fili 2 OB ER I3 LT & 4172 PRO 0
COADIEHE —Ttib, BRI L2bDTH 5D, FEH
M FEE S IZCOATE I BRI L Tttt 56 2 &
T, YR EEEMARKE. MAEHOII =7 —
VavERETLZEEZHE LTV D EIENE
FEH R WIIEE YRR BRI COA DFLARA % F
AT AYAIE. UER RS L 952 L% FDA
HESE L T\ b, 7272 L. [COA COMPENDIUMJ
FERER Y A P TlER L RSz COA »
FTRNTFDA L ARBEXERT DD TIERW
EEN, WA TV AZRTLOTIE R WET LR
HREIREINTEY ., &< THREEROHIPA
ELTWABI EIEENPLETH L, REMFRE
HILEERABRIC COA % FEHT LB, AR
HOWRFIRTA T4~ %ML, ERLHEIG T
D3 B 2 AKFREFAM & COA DFERIZD
WTHEBICEELE) Z el H#RELTWAS,

[COA COMPENDIUM]J IZFE# & 1L T2 5 fF#Hk
1, 20164E 1 HAFED/S 4 1y FTIE, 2003~
20144E DO M2 #EHFE (New Drug Application,
DN, NDA) F 72134 ry 3R ARHE  (Bio-
logics License Application, LLF. BLA) 128w
THRAEKR SN FH G TLEWESES New
Molecular Entity. ATFNME) ORA CEZEOFH
W, @CDERDCOABEMEREM 71 775 41
2 & o CEgMEEE % %13 72 COA. @ CDER @
COA WM 7 u s I A THEEPE -2
COA., DHIEEN/IBERTH D | 2019FD% 1
FErE] Tldk, @2003~20174E 6 A ¥ TIZ NDA *
7213 BLA THAKFE SN /- NME O1EHCE. ®
20174E 1 ~ 6 H F CIZAFR I L7238 L WiEnE

PEH LIS R IS ET SR EEORE. ©
CDER @ COA @M 71 7 F 212 X - THr
7\ EREERESE & %) 72 COA D fF#H. 25BN S
N7zo FIZ20214FE 0% 2 [MIETIIZ X, @D20174F
7 H~20194F 6 A IZNDA % 7213 BLA THAKE
7z NME OfFHSGE. ®20174F 7 H ~20184F
6 H ¥ TIIARE S N7z Hmdie 2 B3 2 Zh el 2
TR @F 72 1 BE M RRE & 52 1F 72 COA DI,
AHEINE 7z,

NME OHKGE & BHEDHEIZOWT, FDA X
ASCENOBRIRTIZE I E S 5 COA DESH
RifA L Ea—LTBY ., MEFMIEMST X T
FEACTHIETE 2T — A, BINERIHST
LAY ADBID e — A BITEFIF T RE
% FDABITOHA L ATEDHF LW, L <
XV EY) 2 COA MRS N TS T —
2422wt [COA COMPENDIUM] 213k
NBIV—NELTWED, FERIIIEZIZIZEA 2
(Rt#kEn/ze LTwb, [M312DDT(s) ¥ COA
(s) DRAR % iR 1275 [COA COMPENDIUMJ
ARFR L L72COA ¥ 4 71X PRO. ObsRO. Clin-
RO, PerfO ® 4> TH Y, FEMIEHEIZHT,

X3 DDTs & COAs OE%

/ Drug Development Tools (DDTs) \

Clinical Outcome Assessment Tools (COAs)

v Patient-reported outcome (PRO)
v Observer-reported outcome (ObsRO)

Other methods,
materials, measures
(for animals, etc.)

NS -

it FDA 877 A 5 > 2% eI RS EESEBORITETIZ T
YR

v Clinician-reported outcome (ClinRO)
v Performance outcome (PerfO)

14) FDA homepage, [Patient-Focused Drug Development : Incorporating Clinical Outcome Assessments Into Endpoints
for Regulatory Decision-Making | (content current : 20234) https:.//www.fda.gov/regulatory-information/search-fda-
guidance-documents/patient-focused-drug-development-incorporating-clinical-outcome-assessments-endpoints-

regulatory

15) FDA homepage, [ Clinical Outcome Assessment (COA) Qualification Program | (content current : 2023.10) https://
www.fda.gov/drugs/drug-development-tool-ddt-qualification-programs/clinical-outcome-assessment-coa-qualification-

program
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2. BRI CESAE

[COA COMPENDIUM]J &, CDERIZEZE & 11
T 5 R R AT B AN 5 2 e B | 2
ENTWD, EENHFEETEL [Office] (B) &
ZOAETHETH A [Division] (FBM) 12555
nTBH, £1Y9IZCDERWIZH b HEEEE L&
LT LHEENETRLIZDDTH S, [COA
COMPENDIUM) 283k & 1172 COA 1HH#IZ. 7
L — /R L 72303 C At S 72 R 38 i D iR Sl
BERP LIS L7 DTH b,

%12 [COA COMPENDIUM] ORERZEF % 52 2
R o IR L723E ) 7225, 12 TCOA
Context of Use] & [Concept] & JHZEDBHA s
Pl 72 bo [COA Context of Use] (. EEFRER
T COA REAE &2 i BRSEH] 0 Y F% B I
M AHHEN S, BEBRIGHAANL BB T T
)—=Th b, PlzIX. SEEXHRE LT2d 5 3EH|
DOEFRAEROXT R B8 1% [Patients 9 years of age

and older with inflammatory lesions of non-nodu-

ol

lar moderate-to-severe acne vulgaris  (F &5 A
O HEEOIFEEIEZ I SEORIEERE X E T
% 9Ll b BE Y L5k Wil o R EER T
12 [Prevention of skeletal related events in pa-
tients with multiple myeloma and in patients
with bone metastases from solid tumors (%1%
HRiE RS L EIEEE O FmEEEICB T A 5H
HANRYFOTFH) | v bdTHBY, [Con-
text of Use] (X LIFLIE [COUJ LS5,

[ Concept] IEfE#ICE 213, WEFFHOL > F
KAV MELT, COAZHWTHEZOMZHES
LONERLIZSDTH L, BAIZIZEL2IZH
B EH1C EADERR., EF. HEn. B
REMYIRRE, FEEREAMEN R & 25", B 2 X
5E D% FEMEREALAE |2k 3 % iR FUER T 9 Concept
% [Fatigue-related symptoms and associated
impacts on daily activities (I 57 BB iEIR & H %
HEIE~ORE) | & LTPRO CTiffili L Tw 5%,
FEMR AT 7 0 ¥ Y RIEICR T 5 BRRRER T

1, PROT [Disease-related fatigue (5 B H%
7)1 OEAEVEREIEL, CliinRO & L CTEHEED
[ Transfusion avoidance (Hilfii[Al#E) | OFEEE % FF
figT25, LvwHrbnbdhd,

F 728D [Concept] ZFFHIL. £ 5 %
% (Composite) FFliT2bD L% b, BEHE
FElCiX. £ % COA ZMAEDLELZ LD
» (ClinRO & PRO %), Biomarker & COA % #
AL CHHlT A7 —AbH 5. B [COA COM-
PENDIUMJ (Zi&. Biomarker (&#&#Ffli & 117z
BEDAELE I N TS,

[COA Type] & LT, PROZ%EHDE) TH
D, ObsRO (Observer-reported outcome : #f %%
BET T ML) Z BE T IIEREMRD
NDF, FICEBERERLNEE L LB O
REBICBE T A I%E Td %o ClinRO (Clinician-re-
ported outcome : FEIREHRE 77 A 4) X, H
HOEFEIRFE 2 #1282 L 723l % 2 ) 72 E R R
MO OEEICHED CMETH S, PerfO (Perfor-
mance outcome : /87 + —<X Y AT b L) X
BEP ORI > THREBIIZAT ) EHE L &
N7 A7 IEDSCHMETH B, £ LT [COA
Tool| 1. 215 COA DREDT=DIZHW LI
LRE, TRAA Y MY =V THBHY ",

Ao [COA COMPENDIUM] &E#oE &5
WoO%FIHE (D) L4V —1 (0~0) %L
TR,

@ #FMHHEBIE. i) CDER ® COA g
TR MK o TRESNIZCOA, i) HE
FEREL, i) BUBREEHIE. iv) Context of Use ®
AR (RN HAAEML ANEL ) o,
v ) ERERERH IS E S 7z Concept . vi) #E
4 (Composite) BFAHi%L. vii) A FERBEDCOA
¥, vii) Diary (H&E) % W72 PRO $& L7z
@ [iii) ABREEAE] (X, BB RERNIZ Context
of Usef:IZ#H 7~ b L7zo @[iv) Context of Use
DR GAEH | D3R D S AN WA TR E
DR SHB L, - _XTHRAL L TERL 72

16) FDA homepage, [CDER Offices and Divisions| (content current : 2024.12) https.//www.fda.gov/about-fda/center-

drug-evaluation-and-research-cder/cder-offices-and-divisions
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#*1 CDEREXELBFEMELFLMNRER
BER s FEM s FHENERE
DIVISION OF CARDIOLOGY DCN MRS - BRE SRR, AL, WIUE. FAEEIIRGE R, )
AND NEPHROLOGY Fa k| REENR, SR, SEEREE, ARERE
OFFICE OF CARDIOL- DIVISION OF DIABETES, LIP-| | o | R - IRES 4 - | LB - 2WUERA, IRHBRHE, WIRARE, B - $E
g;‘% é{cngIr;TOOLngg- ID DISORDERS AND OBESITY PGB HEFRGTR
"| OCHEN BEANVE VSRR, BB L OCACTHREE, HIRBRERE
AND NEPHROLOGY ) H
R, M. Do O ENERAL N\ o | s | T, BB, AR, & TR,
s, BER EWE, 7oy v ERE, YVaxzT, YIS I VRZE
DIVISION OF NON-MALIG- DNH | et iz MR A HESEBE . M. SRRZIERIM, & RARHERE
NANT HEMATOLOGY AR SO M TR, MM E, IR0k 20
DIVISION OF DERMATOLO- | vy ReRbE - iRk | 7 MU —tRRR R, RERE E SRS . RAEMERRHIRAE
GY AND DENTISTRY B BIBERE/. BCAMLE. SR, Rk, 98
SRR B, B AEETE OO AN AE
Pk 0T GASTROBN-|pg | wfigmgagyy | . 90l /Wil AFASKILRIBACAS, UL, PO
WA, ERERE . A M
OFFICE OF IMMU- (AR EBEIR TS, 7 ) 3 — VBT, T
NOLOGY ANDIN-| o %VDIS;I%R%SEPATOLOGY DHN | P - 503hPy | i, IRV, FICSTEbEFse, SEUPMIFIGE, i) - HEbEi
FLAMMATION AL MIRIETCEE, R/ a2 RS
PERL , KkRh
SR AT DIVISION OF PULMONOLO- WRERE - 7 L | e, BPEIRE., BRI, SRR
GY, ALLERGY AND CRITI- | DPACC | ¥—#} - £iinER | B, 7LV ¥ -k, BEESEERe. B AR, gk
CAL CARE B MEMRRE, 7574 7% —, FLIRIPRESEE R
DIVISION OF RHEUMATOLO- o PR - B v~ F . HEWESEREE. SREEEER, R
GY AND TRANSPLANT MED- | DRTM ?ﬁ[ﬁ“iﬁ% gk, @) 7v b=TA, EHUHREIE. MER. B
ICINE IR BHBERE (GVHD, [BIMFERRE, v 1 VAR
Diupa DN OF ANTHINFEC | par | sy spps SRR, ERBE, kB
OFFICE OF INFEC-
TIOUS DISEASE OID | DIVISION OF ANTIVIRALS DAV | Hi 4 v AZR WA b ARG
R g
Wi DIVISION OF PHARM/TOX | or o | Befitems: /
FOR INFECTIOUS DISEASES M
TVINA =, N=F 2 VI, NIF 7R,
DIVISION OF NEUROLOGY I | DNT | #3ip I BN TT 4 RGN,
s TADh FER. ZOMEEE. SMEEREE. NEREE,
DIVISION OF NEUROLOGY IT | DN | ##3:5 1T Bt R M e
OFFICE OF NEURO BUBHEREE, HARRE, HERARERE, K)oM, R
SCIENCE . ON DIVISION OF PSYCHIATRY DP | FéfllE 5 RIS BPEREE, MbMREE, /=y 7 5%0E, LIMEHRA b
A VARE, SRMARREE, HEAN b7 aBE, RRE
DIVISION OF ANESTHESIOL- N SRR, TR, MR, MUERRIE, TR
0GY, ADDICTION MEDICINE | DAAP m%g;ﬁm | EEOMN A BREOBMI. 235 73—,
AND PAIN MEDICINE ST Fl. A EF A FEOKTE
DIVISION OF PHARM/TOX | [ypr il egtRes S e
FOR NEUROSCIENCE L
DIVISION OF ONCOLOGY I DOI |5 I A A IRAFEE & OMREETEEA A 75 A SRR
DIVISION OF ONCOLOGY II | DO |[@#5aipr 11 WoEA Ay BEEAA . MEIES. A A, ANEETRES
DIVISION OF ONCOLOGY Il | DO I | #5440 1 LB A, RIEREESA, BEME, WiE
OFFICE OF ONCO- e D g o
LOGIC DISEASES 00D | DiSION OF IEMATOLOGIC | pygyyp | SUMSEIEIRT | spmromss, moammmshens, mieamteanis
i fE R
BRRE DIVISION OF HEMATOLOGIC | [yrn\ i 11 FEMAEMEES | ) oS, B oSMEAIE. SEEEHE, ZotolRE
MALIGNANCIES I P 11 SR P
DIVISION OF HEMATOLOGY | o | BBt
ONCOLOGY TOXICOLOGY P
DIVISION OF PEDIATRICS | oy o | WEBHB LU
OFFICE OF RARE AND MATERNAL HEALTH BRI AR
DISEASES, PEDIAT- Nry— PP R—— e
RICS, UROLOGY AND DIVISION OF RARE DISEAS: | oo | A% L :é: b / %‘fﬁ%ﬁ’f%%ﬂfgHff{,ff?%f)jf%ﬁ%
(2 ) » S >
& E II;I}&?\] ED UCTIVE | ORPURM | ES AND MEDICAL GENETICS BT I S e
TR - NI DIVISION OF UROLOGY, OB- WRER R BV EARIE. ZhEARL, BIEBREREE, TE, HErheR
WIRARL - Gl PE STETRICS, AND GYNECOLO-| DUOG 30 ;U‘ﬁ‘}\ﬂiﬁf’ﬁ = HEMEE, RETEHm, FEME FERRE. AR
GY " BIAVRE BEE, HE
OFFICE OF SPECIAL- DIVISION OF IMAGING AND DIRM W% - FgHRE g
TY MEDICINE 0SM RADIATION MEDICINE B
WMERR DIVISION OF OPHTHALMOLOGY | DO | HbkH:#5r KA
M 16) TS R R BRI TR




#Fz2 [COA COMPENDIUM] DiEKRER

Elements (E3%)

BERDFA

Disease / Condition
(e HETR)

ARE L7zBE BFOERZHML T2

COA Context of Use
(COA Dl FHIRI)

-COANMERA SN/ BN GHE. THiSE) L4504 (B REOTERE. Fi%) %
L TWD

-CDER DDT SR 707 J A TRRE SN/ COA Tld, RBE SN HW & S
DWCTHHAL TS

Concept
(Be, avE7h)

COA 235 - Hiid A& (227 b)) 2FHLTWS
WA (T 7)) CFEMICE o TR D (FEKMT2) ZEEEXL2,

BADERI ., LT, FEN. 723N, & 2 WIZEERO [T

yA T

o CRE

COA Tool & Type
(COADY—=NEFAT)

V=)V L BRI E 72 3RE Y — VEEEICRIE S LT v B COA

- PRO (Patient-reported outcome : HFHHLT 7 kH L)
BE (Thboigexfs) »oEHEE SN, BEOBBEIRAEICE§ 212

WRE F 72132 DMOE I & 2 BEHEO SISO IERHIIIE T 2w

- ObsRO (Observer-reported outcome ; BZEHHE T 7 M 71 A)
BEFLEEREMRUNOEIZL D, BFEOBEEREICEE ST 2880 5kER
JefE, FHLL. FITHIOMRE 1D CHlE

- ClinRO (Clinician-reported outcome ; FRREHE T 7 +F L)
BEOMHERRER B L 723 % 21 72 IR E IR 20 O 125D GllsE

- PerfO (Performance outcome ; /87 # —< Y AT 7 b1 L)
BB —EOFTRITHE - TRREIYIZAT ) L S N7y 27 (280 CllE

Drug Name ~Approval Date
(R4 & AKGEH) RO AT H

HAGRFEEES OB & — %, NME A2 E2 217720 L <30I REO BN

it 0 8), 10) ZICIZEEREEBCRITTET I TRk

@ [v) RERSEF I E S 117-Concept$r] 11,
5eE & THHE S N T B Concept (XA EET
L. B# D Concept & [eg] & L TEEVFIKL
TWAEEIZLED T U N LTz ® [vi) BHE
JEIRE D COA %] &, # D Concept D&
(Composite) FFfliT. H.—o COA ZHWTWw5
B4 (Bl:ClinRODA) &1 &A 7 bl ¥
ERHECTHRED COA # iV TWwagAIEENnE
NE1&LTHZ Y ML (B PRO & PerfO®
HERZELEIY M)

3. &R

£5—12. CDER @ COA BT 71 7 F A
THAEEDFEE S N7z COA Rl T 5, HFHIT,
[COA COMPENDIUMJ (23483 S LT 2 A%l
PEIZERE ST COA ICB# 3 2 KAl 4R
AR R Z LT 5o

(1) EI&MRE COA

[ i) CDER® COA #it&MEEHEi 71 277 212 &
> TRRESINIZCOA] K3 ITIRT, 7D
FEMERRE COA DRI ENTEB Y . §-XCTPRO T
Holzo Bl OALE, BEEREGRR (ERE) .,
Wi . COPD. COPD 3% Ol B & Geis o kg
LKD) OmMEREE, JENHREIATA O B RAER
ZFHli§ % PRO RETH D . WiBiZx3 % PRO
(ANSD) OAFEMBEE TOMAAEE, 52D 1%
WAZXSRE L7ZPRORETH-720 TNHR
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Chronic heart failure | DDT COA #000084: T T b
DCN | (CHF) Kansas City Cardiomyopa- PRO 18/ UL L@ oA B 1';;% ig?’}g ke ffk
TP AN A thy Questionnaire (KCCQ) e A
. S oy . - HFAE B ELAE R
. DDT COA #000005: ROME #:# 8 X O'FDA ##%1BS 77 1 1 b
Irritable Bowel Syndrome | pyoy o oy Trritable Bowel 5 AT SN IBSC GRfiy | (P PHIAUE, O
DG | (IBS) PRO T T e A ELOBRME, VWER)
e T Syndrome Symptoms- FEMERE FEALAL) LMW S N z18m L | | R (B B
= Constipation (DIBSS-C) FoE# o Y
ERANPIR . PN i %)
DDT COA #000006:
Asthma Asthma Daytime Symp-
iy tom Diary (ADSD) and PRO FEM (12~178) BLOBRAER | WEEROEERE
- Asthma Nighttime Symp-
tom Diary (ANSD)
DPACC
DDT COA #000017:
Chronic Obstructive Pul- | Evaluating Respiratory g P 5
monary Disease (COPD) |Symptoms in Chronic Ob- PRO 252 COPD @ i \hsk i ﬁﬁﬁ COPD DR
&P ZEVER & (COPD) | structive Pulmonary Dis-
ease (E-RS:COPD)
Acute Bacterial Exacerba-
tion of Chronic Bronchitis .
. . . . ABECB-COPD ®JEIR
in patients with Chronic | DDT COA #000003: S o aee PR, V2w | (e e K
Obstructive Pulmonary | Exacerbations of Chronic FDEA, 7]; 7 %{fb& uqé}zg_sn'cu i (ﬂi%%ﬁ@A& }:{EA
DAl Disease (ABECB-COPD) |Pulmonary Disease Tool FRO PR BB 2 2 o & il 72§ ABECB- | 19 ?Kﬁilk‘\rkuﬁﬂjm%ﬁ@‘
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- HAM-D A 2 7 »18% i 2. DSM-
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L7 P95, | OCHEN DDLO | 3 3 o 2 5
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S - RIETR OIl IR 2Rk - 7 LoV F—Ff -
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(3) BRI H 7= PRO DERIRR

CDER DO #AHBE (205 U THR AR O PRO Off
%% %51 L. [COA COMPENDIUM] 272k s
N 72PRO® Concept (HIZEXRS) LHIEICH NS
7z Tool (REE) %I 720 [OHERF. MR
7 NG, SR (OCHEN) | o#idy (26)
TIE PRO 23 S L7z ERIRFABR O FLHEULER 5 11
THY . PRO Conceptld [ZeEME L [ B B
HESE | (SRR ANE 70 € VIREE] 234 2.,
f1id 1 Td o 7z Diary (HEE) 12 & 5 PRO I
[ 2R E ] [ B RAAEE ] OATH D BN
BIGREE, v — VORI DOFHE] TR
SEVEARIIE S [IACs AL (B REREHERE ] @ 4 5=
HBTHo7,

G- REFR (O] (87) TIXPROf#E
HOEERRER, BRI AL GBS T,
R (RERG 3R, S IREC ) | 12 NIk 2
B (KEIE. COPD. ZRMEMMEE), Vo~
FHEES L OHERES ()~ FHEREEE.
WEPERIET 28, TRIEMEFMESS) ([ZB W CERBRERN
REDNZ L HWSNT W, i LT, 5k, 3
FIVERT 9" % AH O PR e & & ALk ah 51k
W& A - MR o IR R 12 B W Cid £ 12 Diary &
Numerical Rating Scale (LLF.NRS) & w7231
7 PRO REDZSH WS T 7z,

[&gehiE)s (OID) ] (£8) OPROMEHDEE,
FEIRIZ 3 @ 1) . FENIMEMAMERE . JRITE T, A >~

TIVIUHFTHoI20 4 TNV VIS S/
JRRRIRHER T IIBigeRarii (ObsRO) %W HEL L
Twiz,

[H#ER )R (ON) 1 (329) Tid. [HiEsEh
M o#EE ERT PRO REO MRS 5
5720 9 OFEBIFERARED S LT 72 [
FEPSR  (Huntington's chorea), 5 v /38— k- A —
N > B I REERE & v o 7oA B O PRO 134
fEYFENS (Global impression) &\ 72 PLHIR
ECholz, 72, BIRTREEZEO/LE&MH [C
AN AL FERIZH T % PRO 129X T Diary T
n. /NEEESETIE ObsRO 12 X % Diary b 1 §E
ELTWw/zo [FHEEZAERM ] To PRO fH O
IRBABRIZ T X CHEREERETH U . Diary &4
WHIENE AV ST 7z, [k, KAHER
L ERESEM ] Tld. I o IR RO
PROIxNumerical Pain Rating Scale (JLF.NPRS)
% L < (& Visual Analogue Scale (LLF. VAS) (2
LN RO A Th - 72,

7" (O0D) ] (3£10) OPROTEMH DR
IREABRIL 4 TH 0 TR L FIRPUIE T A
A DEFRIER TR IR Nt s A | DI
AR, [REETPEREALAE | (20D TAD A3
fE. ['8Y GVHD] 12 X AAPYEIRTH - 720

[F g - ANERE - WIRER - AT E RS
(ORPURM) | (3%11) TI& . [WRER FERMB &
O AR ] o & T PRO I ASEE#E S LT

&6 FHREMICHZ PRO DERRA - DRERZ. MRFE. AYFE. BiEFER (OCHEN)

PRO B3
o - Eva Diary ObsRO
2 ¥ b 'EP' ANRE e ot
AT sy PR IRTE S £ PRO PRO Concept PRO Tool (5%)
L E 1 1 Health status KCCQ-0S score *
S + Angina attack frequency .
Lo - DCN HIEIR LI ! 2 - Nitroglycerin use Diary
by | AR S PR L 1 1 Symptom severity OHQ#1*
i 2IRE 1 1 gae;;netntsatlsfactlon with 5-point verbal rating scale
— M3 HIV B3 R A b . Belly appearance distress
P DGE 04— 1 1 Body image score
ey Health related quality of X
MR A 2 1 life-physical health Haem-A-QoL
SRR ZMEAIL 1 1 Disease-related fatigue FACIT-fatigue
I e - MF symptom severity
i 5
jEF’? VRIS DNH | .. R 1 D) - Fatigue-related symptoms | - MF-SAF diary *
" Y EATEAL and associated impacts on | + PROMIS-Fatigue 7b
daily activities
T ;
?@—}% gﬁ;ﬁ/\% 7u 2 2 Disease-related fatigue FACIT-fatigue
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R7 FKEHICH7Z PRO DERRM : REF - RIEFRF (ON)

PRO P
segn | ws | see | 2 | eo | DAY PRO Concept PRO Tarl Ok
7hNE-HEER] 2 1 Itching intensity Pruritus NRS
EoLb 1 9 - Forehead line severity at maximum eyebrow elevation - Facial Wrinkle Scale with Photonumeric Guide *
) - Facial line satisfaction + Facial Line Satisfaction Questionnaire *
HHOLD 1 1 Glabellar line severity at maximum frown Glabellar Line Scale”
- V 2 2 Clearance of signs and symptoms
BEE | oop :
BRFEF IR - Symptoms of plaque psoriasis - PSI
o + Ttching severity + Ttch numeric Rating Scale
SEiE 8 5 2 | - Patient- reported symptoms + Psoriasis Symptom Diary *
* Symptoms of psoriasis {itch, pain, stinging, burning and skin tightness) | - PSSD*
- Signs and symptoms related to pain, redness, itching and burning | - PSS*
I 1 9 - Improvement in submental convexity or fullness - PR-SMFRS*
w + Visual and emotional impact of submental fat - Six-question survey
* Frequency of bowel movement
- Abdominal pain
i;;l} I/EE g %%Jﬂ% 2 5 5 + Flushing Diary
- + Use of rescue therapy
- Frequency of diarrhea and flushing symptoms
- Frequency of complete spontaneous bowel movements
,  Frequency of spontaneous bowel movements * Diary
FEEMEERE | 4 1 7 | - Straining-amount of time pushing or physical effort to pass stool | * BSFS
+ Stool consistency + NRS assessing signs and symptoms
+ Signs and symptoms related to constipation
ya— U 2 2 Signs and symptoms of the disease
B E R  Frequency of complete spontaneous bowel movements  Diary
v 2 4 2 . . .
Ll 0% AR - Abdominal pain intensity + 11-point abdominal pain NRS
A B * Diary
§ %%%ME{%& 1 2 1 | Abdominal pain intensity and stool consistency - BSFS
+ 11-point abdominal pain NRS
(L * Absence of vomiting, retch- ing or nausea and no use of rescue medication
4 Uliﬁi 3 3 3 + Absence of emetic episodes and no use of rescue medication + Diary
A - Complete Response: Emetic episodes, Use of rescue medication
BT + Stool consistency - BSFS
FRATH ! 2 L - Frequency of the watery bowel movement - Diary
FETA FREM ) 3 3 |- Frequency of spontaneous howel movements without laxative use | Diar
HbE + Frequency of complete spontaneous bowel movement v
TEHA FERlE 1 1 1| Resolution of opioid induced ileus, both the upper and lower ges- | py. -
AV A (i) trointestinal tract v
LN 2 2 2 2| Signs and symptoms of UC  Diary
TUvE-tHag| |1 1 Nasal symptoms severity 4-point categorical nasal symptom severity scale *
- Signs and symptoms of asthma and adequacy of asthma control
+ Health Related Quality of life
+ Signs and symptoms of asthma and measure of asthma exacerbation | + ACQ5,67*
+ Functional problems related to asthma Ry
) + Adequacy of and change in asthma control S AQLQ(S) +12°
i 9 13 2 + Asthma control -PAQLQ* 1
+ Symptoms frequency and severity, physical activity limitations, | * SGRQ
and impact on daily life - Asthma symptoms score *
- Frequency and severity of asthma exacerbation * Diary : PRO or ObsRO (e.g. pediatric)
IR - - Improvement in asthma symptoms severity
TV 'Ji ~ | DPACC - Use of rescue medication
ﬁ %ﬁ] infR - Symptoms frequency and severity, physical activity limitations, | * SGRQ
BPEAEMRAES | 6 5 1 and impact on daily lfe - SGRQC*
- Reduction in rescue medication use - Diary
L 4 + Respiratory symptoms (cough, sputum production, difficulty breathing) | * CFQR : Respiratory Domain*
Bt 3 3 + Respiratory symptoms severity - CFQR : Revised Respiratory Domain*
B 47, 75 f 2 Time to first relapse : ] .
%%%RQ%EEH Bl 2 | 1 | - Asthma control . ég 8;6
x + Sino-nasal symptoms Y
BEHMEMTE | 3 3  Signs and symptoms severity }103515? CVa;\eSgg;Ce;/lalstéaatleng sl s/symptom serers
- + Improvement of each anatomic site of attack .
Categorical scale evaluating treatment improvement
- VAS pain scale
L e e - Bath Ankylosing Spondylitis Functional Index *
B 9 5 . %lg; esrglmkjl ez%{gpst&ﬁ?f ankylosing spondylitis - Bath Ankylosing Spondylitis Disease Activity Index *
% . . : + Patient global assessment
Health-related quality of life - SF36
- ASQoL*
7)€ VB } § - Severity rating of each symptom on a 0-10-point scale with
[P B 2 L Signs and symptoms severity half point increments on the Daily Health Assessment Form
IEEER:) * Improvement in number of tender and swollen joints
=4 25 N y
- BHES | DRTM Pain intensity . - - ACR core set of outcome measures*
3 g L - Patient's global assessment of disease activity KD N
il HCEHE g 6 |15 -Disabilty ' IS-IFA_%DI
+ Physical functioning
- General health status
* Improvement in number of tender and swollen joints
- Pain intensity +ACR coge set of outcome measures *
e - Patient's global assessment of disease activity - DAS28(VAS)*
) FHREER | 6 16 - Disabilty -TAQDI
+ Physical functioning - SF-36
- General health status
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x8 FHRERICH - PRO OFERIKI : BIER (OID)

PRO B§#
P o | i Diary ObsRO
FATEM 5 BB IKTE PRO FU PRO Concept PRO Tool (B
FENVEARAE 1 1 g}igges 10 respiratory symp- CFQ-R respiratory domain *
DAI + Clinical response based on
PUBGLAE FeA T8 T 2 2 time to last unformed stool
- Resolution of symptoms
DAV £ VTV Y 9 3 3 Signs and symptoms of Influ- | Diary : PRO or ObsRO (e.g. 1
(B PEHAE) enza pediatric)
F9 TEERICH PRO OFERRR : #ER%EE (ON)
PRO [#:8
o T EN Diary ObsRO
s 3] P IRAE el
FATRY &5 B IRTE S 3 PRO g PRO Concept PRO Tool (5%)
- Severity of dystonia
S A M=T 2 2 - Disability TWSTRS*
- Pain
+ Impact on daily function
- Global impression - MG- ADL*
4 By VEEIE A D R 1 1 - Global impression of the ef-| - Patient-rated Global Impression
fects of the study treatment | - Subject Global Impression
on physical well- being
PR 1 1 Global impression Patient-rated Global Impression
SUN— o f— Global impression of the ef-
My 1 1 fects of the study treatment | Subject Global Impression
>R . .
on physical well- being
oy + Migraine frequency + Diary
Vi S 3 4 4 - Impact of migraine on EA and PI| - MPFID *
+ Migraine frequency - Diary
Ty BE 2 3 2 - Headache frequency - MSQv2.1 Role Function-Re-
+ Impact of migraine on daily activities strictive domain *
SR P SE 2 2 2 Migraine frequency Diary
L . N 12-item Multiple Sclerosis
42, %M e
| DNI % SR LI 9 1 Ambulatory disability Walking Scale *
I1+1 ANDII | /8—F v ViR 1 1 1 Signs and symptoms of dyskinesia | Diary
/\—/3% UK 9 9 9 “Off" time Diarz unified parkinson's dis-
GEATHD ease
MR R T 2 AL F Patient experience of neu-
YETIOA F=Y A 2 2 h QoL-DN*
L25%a - ropathy
LAMNLVAL YT Sensory and motor symptom . .
A BT ! ! severity and impacts RLS Rating Scale
TADA 2 2 2 Seizure frequency Dl"‘?y g PRO or ObsRO (e.g. 2
pediatric)
S o e B ) = S 2 - Convulsive seizure frequency | . . .
DA U 2 2 2 + Generalized clonic or tonic Dlary ; PRO or ObsRO (e.g. 2
TANA N pediatric)
clonic seizure frequency
N - Drop seizure frequency . .
V)99I A HAR— . ; Diary : PRO or ObsRO (e.g.
JEBBEIT RS TADA 3 4 3 thal seizure frequency pediatric) 4
- Seizure frequency
SRR T A A 1 1 1 Seizure frequency Dlary g PRO or ObsRO (e.g. 1
pediatric)
HEVE I O BIMETR 5 1 1 1 Seizure frequenc Diary : PRO or ObsRO (e.g. 1
FIERICAD A q v pediatric)
Fravsy—%7: - Davtime sleepin
(& PSP IRIEACNS | 9 . Gle:) Slf)al i;sri?s) iorfsosf change | P2tient Global Impression of
WL A L2 1 7S o iy E¢ | Change
WrhEsr | Dp o | AR OBEOIRK e Y
ANHRSE 3 3 3 Sleep latency (sleep onset) | Diary
JE24 R 1 I R 1 Nighttime sleep time and | ..
A BT ! ! ! daytime nap time Diary
TV T — AKTERE 1 1 1 Attaining and maintaining ab- Diary
stinence or low risk drinking
. FEA A FREE 1 1 Opioid withdrawal symp- SOWS-Gossop total score *
RS ARTE toms
SEEES:, Yais | DAAP | AWKHE 1 1 Pain intensity NPRS or VAS
[ 248 Y 12V 1 1 Pain intensity NPRS or VAS
AR R PR 2 2 Pain intensity NPRS or VAS
it R AT 1 1 Pain intensity NPRS or VAS
o 1 1 Abstinence Patient-reported abstinence
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720 HERRBESE . MERRERE

IR ARFRIRED

TP ERTlE Diary 28 £ TH - 72,

EHAEED H LT W72, i’ﬁfi&?ﬁ%\ ANy [HMEER (OSM)] (12) OPROE [HEF
M E B EAEIR R PSR oM & W o 72 AR 1Y M) ORFEHED DD . FT A7 A P ENER
#10 HRBHICH 7= PRO DERRR : BEH%ER (00D)
PRO B4
P o | o BV Diary ObsRO
FATEM 5 BB IKTE S PRO FI PRO Concept PRO Tool (B
. TR . . Brief Pain Inventory Item #3
2 5]
JE 5B T DO1I TR A 1 1 Pain intensity —Short Form
Delay in time to develop-
HA IR M 2 A 1 1 ment or worsening of short- | EORTC QLQ C-30/LC13*
JEHFEHM 11| DO II ness of breath
i E LA L2 B D . Diary : PRO or ObsRO (e.g.
;I% ! 5l 1 1 1 Seizure frequency pelzgtric) or ObsRO (e.g 1
a— -
A I e A AR DHM II | #8# GVHD 1 9 Patient-reported symptom | Lee Symptom Scale Total
IR 11 bother Score
F11 HEERICH 7= PRO OERRR : mP&EE - /NEF - ibfRERF - £BEZER (ORPURM)
PRO B4
M| W g gk | euh | pRO | DRIV PRO Concept PRO Tool 050
2 B - Nocturia episodes - Nocturic episodes *
WREIR 1 2 - Nighttime urination bother | - INTU questionnaire *
Incontinence episodes, uri-
W IE BB 4 4 4 nary frequency and urinary | Voiding diary *
void volume
EIRA LS YN 2 2 BPH symptoms severity IPSS *
+ Erectile function - TIEF *
IS 3 6 3 - Attainment and mainte- | | gpope .
nance of erection 1ary
WEE 2 1 1 Return to fertility Diary
WASRZFEE - Dysmenorrhea pain . o . .
ERB IO DUOG FE 1 4 + Non-menstrual pelvic pain i;ldggtlests;f;f Daily Pain
T NFFER * Dyspareunia ) NP%S
+ Worst endometriosis pain
- SSE *
- Sexual satisfaction g SEPI-}Z o f Diary *
PRI RS (1) | 2 7 1 - Sexual desire . FeSXFl‘lla Q esutg ror? g Zlfry
- Sexually-related distress u*es 10ns
+ FSDS-R
- FSDS-DAO Q13*
v 2 + Frequency of VMS + Diary
M SEBHEEAE IR 1 2 1 - Severity of VMS + Daily severity score
SRR 1 1 1 Syxpptoms of vulvar and Diary
vaginal atrophy
®12 HBHICH7- PRO DERKR : EFERR (OSM)
PRO B4
= ST, AR Diary ObsRO
s 3 S N et
AR W5 B IREE A PRO e PRO Concept PRO Tool (%)
T LIV — PR R g o . 5-point itching severity NRS
kD 3 3 Ocular itching severity with half unit increments
KT S L <1 1 1 Absence of post-surgical ocu-| v, ¢
WA | Do RN L > X1 ISar pain/ disfcomfor't f
K547 4 1 1 ymptoms of DED:Extent o EDS by VAS*
eye dryness
AR FAT 12 B3 % Absence of post-surgical ocu- .
PE - I 2 2 lar pain/discomfort VAS and“or 6-point NRS
* EERROREBLOY -
Wil 0 8) % JEIC PR SEBORRZET 12 Tk
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PR, MIIRFERK., TR D% - APUERZ &
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4. TEHEER
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SR E L oI e vy, kOB B 5 E
ThHREOEELRPAEKEL TVDLERTH
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W ERIREBRIZ PRO 2 %3 5720 OB EEE L
L CifEn & WgER 72 L% 2 5, [COA COM-
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2. s PPL/E ZHEAE L L9 & § RIS
BT R To PRO O ffi Ik % —icib
THEROERPE T NS,

(2) FHET—20OPEM

[COA COMPENDIUM]J (&, 734 &2 v MR T
2003~20144F, %5 1 WU TI122003~20174E, 45 2 h)l
TI132017~20194F £ TONDA % 7213 BLA THAL
KGR S 7z NME O SCESE O i & BIGHLR
ZBE D Fr7c e s EARTERRE COA OTEH T
ENTWEH, EMICHE > TIEE SN
FRR A BRIE IS L Cid, Bl oERIIR I N

NME %0 COA fi§#izA 7 (Rl E T 3
ML TIE 2V HOEN LW X FTlk
BWELTWAED, ZO7DICHERICRED B3 5
CLEBVEZONH R AR LMV NS,

(3) EIEIMEERTE COA D

20164E1 [the 21st Century Cures Act] A3l
S, DIFBoKETIE DDT B A EE S LD &%
Z b7z, [COA COMPENDIUM] (ZRi# S 1
7= CDER @ COA @& Hl 7' 1 777 212k o T
BHAMIZREE S 172 COA IZBR SN2 7B IE
RIZH$ % PRO TH V). 20214 LLE % Ji -~ 7z &
A TIVa—= VIRIFERE D 7V a — VEIGE
% G % 555k 72 PRO 259 72 |\ @RS PERRE™ &
NIRBETH L, ZNETOCOA OBEMERE
HFE%Z FDA Y A P THERY L7z 2h, 20
B A TR TH o720 £DE ITHFFEDO A [
T& % Letter of Intent (BAFEINE) O LX)V T
HEoTHBY, BHEmRbtod s COA OR%E
DL SRR Do [AIFIC, BINEZHEZEDO AT
v 7 Cad A Qualification Plan submission (FE5ERT
W) e LCh FDA OB THE - C
WL HDONE L, BIEERREICOREEDSH D Z &
PHEE N D, SHRoOMfFE LCid, BEsEgE
B SN2 COAIZTXTPRO THY) ., COA B
%¢ & CDER #4414 525 O £ 1612 1% [Patient-Fo-
cused Drug Development |28 ERIZH D EE 2 5
Nbo G5BTV Ay AT 4 ANV =—RxT 5
PBERRRE . B8l T, Fi#les) 71 5%
DEFEFFEPEICED & E 2 5N b0, Cocre-
ationDBUTTEZ D L, TNHFFEIZL > TEE
HHEBRT B 72 T AlfE. SRk AT AR 2 24
Hx b o TEPFS LA PRO OB HEEICE F
NHTH»9,

(4) & COA DERRKR
[COA COMPENDIUM] (23, 1730 & i
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25) Kim Y. et al. [Clinical outcome assessment trends in clinical trials—Contrasting oncology and non-oncology trials ]
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[ Cost and Duration of Clinical Trials in Drug Development by Japanese Pharmaceutical Companies |
Norihiro Okada, Yosuke Takahashi.

[Abstract]

Background

Understanding parameters such as cost and duration, which reflect the scale of clinical trials, is essential
for government agencies to formulate pharmaceutical policies and for pharmaceutical companies to stra-
tegically allocate resources. As most studies on clinical trial costs and durations have primarily focused
on pharmaceutical companies developing drugs in the USA, understanding actual trial costs and dura-
tions for Japanese pharmaceutical companies engaged in global development or development within

their own countries remains challenging.

Objectives
This study aimed to clarify the actual phase-specific costs and durations of clinical trials conducted by

leading Japanese pharmaceutical companies and to identify the factors influencing these parameters.

Methods

We conducted a questionnaire-based survey among 22 pharmaceutical companies headquartered in Ja-
pan. Respondents from each company retrospectively identified clinical trials for new drug applications
or for expanding approved disease indications, conducted between 2012 and 2022, providing cost and du-
ration data of each clinical trial. We calculated summary statistics for costs and durations by phase and

conducted an exploratory analysis of the variables influencing these parameters.

Results

In total, 631 projects with clinical trials conducted by these companies were analyzed. The median costs
in the analysis population were 859 million Japanese yen (JPY) for Phase 1, 1,739 million JPY for Phase
2, and 4,183 million JPY for Phase 3. For reference, the median annual average exchange rates during
the study period were 109 JPY per US dollar (USD) and 130 JPY per euro (EUR) . The median dura-
tions were 20 months for Phase 1, 29 months for Phase 2, and 31 months for Phase 3. For projects tar-
geting approval only in Japan, the median Phase 3 cost was 3,050 million JPY, while for projects target-

ing approval involving the USA or Europe, it was 8,083 million JPY.

Conclusions

This study quantifies the costs and durations incurred by Japanese pharmaceutical companies in con-
ducting clinical trials, revealing the high costs associated with projects targeting approval involving the
USA or Europe. The findings highlight the substantial investments required by the Japanese pharma-

ceutical industry to bring new drugs to the global market.
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