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Drugs with confirmatory studies

Drugs with no confirmatory studies in JP

60 B Drugs with no confirmatory studies globally

Number of drugs

D___ll-Il--lL

FY2010 FY2011 FY2012 FY2013 FY2014 FY2015 FY2016 FY2017 FY2018 FY201%

Drugs appr oved year
Figure 4 Number of drugs approved in each fiscal year
Diagonal bar shows the number of drugs with confirmatory studies in Japan. Gray bar shows the
number of drugs with no confirmatory studies in Japan while with confirmatory studies abroad. Black

bar shows the number of drugs with no confirmatory studies globally.

14



(Z) RRBBICETS5AXRRMHBRERDOARRICFEEZRITTER
H A CHRGERRER & S2h U 72 2 38050 & OV L TV 2R W RS G O R5 4 % Table 1127373, A
WFZEDMEMTRI G & U Chlttt U728 2l o & A R 337500 H O N, A AR TREGERER 2 F2 i
U7z EF 326800 H, AR CTHRERARZ £ L TWRWERMITI07M B H o7z, Fiz,
H AR CRREERER & i L T e W EIRGEON, AARZ G/ v — )L CREERER & F i L
TWARWERLSMLLE, 7 a— L CHaERBz Eifi LT\ 5 b 00 B A THREERER %
Fehit L TV R W EHE 236640 H H o 7,
TERREEIRIC B LT, PUBMEIES S R O s i 8t (ATCOHE - L) KR OHUEME IR 3
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Table 1 Characteristic of surveyed drugs

Characteristic

Drugs with no confirmatory clinical trials (n=107)

With no confirmatory

With no confirmatory

Drugs with

confirmatory

Total clinical trials globally o o clinical trials
clinical trials in JP (n=66)
(n=41) (n=268)
Therapeutic classification

A. Alimentary tract and metabolism 7 (14.6%) 6 (12.5%) 1(2.1%) 41 (85.4%)
B. Blood and blood-forming organs 4 (11.1%) 0 (0%) 4 (11.1%) 32 (88.9%)
C. Cardiovascular system 1 (5.9%) 1 (5.9%) 0 (0%) 15 (88.2%)
D. Dermatological 0 (0%) 0 (0%) 0 (0%) 6 (100%)
G. Genito-urinary system and sex hormones 1 (16.7%) 0 (0%) 1 (16.7%) 5(83.3%)
H. Systemic hormonal preparations, excluding sex

1 (20.0%) 0 (0%) 1 (20.0%) 4 (80.0%)

hormones

J. General anti-infectives for systemic use 11 (25.0%) 3 (6.8%) 8 (18.2%) 33 (75.0%)
L. Antineoplastic and immunomodulating agents 64 (55.2%) 24 (20.7%) 40 (34.5%) 52 (44.8%)
L-A. Antineoplastic agents 54 (65.9%) 23 (28.0%) 31 (37.8%) 28 (34.1%)
M. Musculoskeletal system 2 (18.2%) 1(9.1%) 1(9.1%) 9 (81.8%)
N. Nervous system 3 (6.7%) 1(2.2%) 2 (4.5%) 42 (93.3%)
P. Antiparasitic products 5 (100%) 2 (40%) 3 (60%) 0 (0%)
R. Respiratory system 3 (23.1%) 0 (0%) 3 (23.1%) 10 (76.9%)
S. Sensory organs 0 (0%) 0 (0%) 0 (0%) 6 (100%)
V. Various 5(27.8%) 3 (16.7%) 2 (11.1%) 13 (72.2%)

Therapeutic area was classified according to Anatomical Therapeutic Chemical classification system.
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Table 1 Characteristic of surveyed drugs (Continued)

Characteristic Drugs with no confirmatory clinical trials (n=107) Drugs with
With no confirmatory ) confirmatory
Total clinical trials globally W_ltlll e c.()nﬁ.rmatory clinical trials
clinical trials in JP (n=66)
(n=41) (n=268)
Drug pricing system
Cost accounting method 48 (42.9%) 24 (21.4%) 24 (21.4%) 64 (57.1%)
Similar drug efficacy comparison method 59 (22.4%) 17 (6.5%) 42 (16.0%) 204 (77.6%)
Orphan Designation by PMDA
Orphan designated 63 (55.8%) 26 (23.0%) 37 (32.7%) 50 (44.2%)
Accelerated approval (AA) designation by FDA
AA designated 21 (77.8%) 13 (48.1%) 8 (29.6%) 6 (22.2%)
Premium rewards for drug pricing
Breakthrough premium 0 (0%) 0 (0%) 0 (0%) 2 (100%)
Usefulness premium I 5 (38.5%) 1 (7.7%) 4 (30.8%) 8 (61.5%)
Usefulness premium II 18 (28.6%) 9 (14.3%) 9 (14.3%) 45 (71.4%)
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& MHERR S T,
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Table 2 Impact of factors on drugs with/without confirmatory clinical trials in Japan by single logistic regression analysis

Factor 95% CI
Odds Ratio Lower Upper P
Therapeutic classification ?
A. Alimentary tract and metabolism 0.39 0.17 0.89 0.026
B. Blood and blood-forming organs 0.29 0.1 0.83 0.021
C. Cardiovascular system 0.16 0.02 1.22 0.077
D. Dermatological 4.25x107 0 Inf 0.98
G. Genito-urinary system and sex hormones 0.5 0.06 43 0.525
H. Systemic hormonal preparations, excluding sex hormones 0.62 0.07 5.64 0.673
J. General anti-infectives for systemic use 0.82 0.4 1.68 0.581
L. Antineoplastic and immunomodulating agents 6.18 3.78 10.1 <0.001
L-A. Antineoplastic agents 8.73 5.06 15.1 <0.001
M. Musculoskeletal system 0.16 0.05 0.51 0.447
N. Nervous system 0.26 0.04 1.87 0.002
P. Antiparasitic products 1.51x107 0 Inf 0.98
R. Respiratory system 0.74 0.2 2.76 0.659
S. Sensory organs 4.25x107 0 Inf 0.98
V. Various 0.96 0.33 2.77 0.942
Drug pricing system
Cost accounting method 2.59 1.62 4.16 <0.001

Therapeutic area was classified according to Anatomical Therapeutic Chemical classification system.
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Table 2 Impact of factors on drugs with/without confirmatory clinical trials in Japan by single logistic regression analysis (Continued)

Factor 95% CI
Odds Ratio Lower Upper P

Orphan Designation by PMDA

Orphan designated 6.24 3.81 10.2 <0.001
Accelerated approval (AA) designation by FDA

AA designated 10.7 4.17 27.3 <0.001
Premium rewards for drug pricing

Breakthrough premium 1.17x10% 0 Inf 0.983

Usefulness premium | 1.59 0.51 4.98 0.424

Usefulness premium II 1 0.55 1.82 0.994
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(2) ARRBICEVTRIARBRORREFATHETILOEE

BIEICEM LIz AT v 7 HENR ST OREED S, BAR TREERSR 2 Fhi L 720
EHN T, HEICAR ChoRFON, PR, HMmEE e LR
HRAZEM, ARTORDEIFRERMEE, KETOAARELXZHERTHIRTL LT, A
R TOARBEFZ BN THEERBROBERE THT 5 ET VOEE LT o7, ZOET VA
FUZME M U 72 AL S O BRE4-D 0 B B2 TR 1 D R% S % A SR D Supplement TablelZ
R, AARTORGBEAFZ BV THREERBR O %R %2 TRl 25 5% 72, kiddo
DOEEZRTRRFZHNT, P27 40 v 7EIRTZIT o7z, EOF v XK OPIE %
Table 31Z7~d, HUEMERRESIE, FAMFE & IR N2, A5 HEE LT E &
CAAFRE D A RKDGRERBROGIRIZE X 28 L LToA4 v XidEh£h, 591, 2.62,
369K U267 Th VY, PUEMEEENE S Ay AHBEWTRIE T Th o7z, AATEIZE
LT, B AT 4 v 7 HEUFOHTIZEBWTIE, P<0.001TH-7-2HDD, Ko VAT (v
7 BRI N TIL, AEREITRD bR T,

Table 3 Impact of selected factors on drugs with/without confirmatory clinical trials by logistic

regression analysis

Factor 95% Confidence Interval

Odds Ratio Lower Upper P value
Antineoplastic Agent 5.91 3.14 11.10 <0.001
Cost accounting method 2.62 1.49 4.58 <0.001
Orphan designated by PMDA 3.69 2.13 6.41 <0.001
Accelerated approval designation by FDA 2.67 0.92 7.79 0.072

21



0 AT 4 w7 BEUESHT TRE Sz 2 b4 O EER THRIK T2 VG, fHim 2 =
TEREHL, BELERH L, ZOHEXROKEZ T 572912, ROCHIMZHiv -

(Figure 5),

1.0
08 -
0.266 (0.754,0.785)
06
=
=
5
(7]
04 -
AUC: 0.833
95% CI: 0.788-0.877
02
00
T | T | T I
10 08 06 04 02 0.0
Specificity

Figure 5 ROC curve of logistic regression analysis to evaluate the accuracy of the quantitative
prediction
The model included drugs approved without confirmatory trials as the response variable, and anti-

neoplastic drugs, cost accounting method, orphan designation, and U.S. Accelerated Approval
designation as the explanatory variables.

AUC: area under the curve, CI: confidence interval
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BAEIZOWTIE, B LRRIEOSFHMENR RN ERDHR A b L, ZNHORRE

ot

T, AARTOBMREROEERZ TR 25 H AL REOH v M A T7HEEZLTO L 512K

b

H L7,

X = —2.3190 + 1.7774x, + 0.9619x, + 1.3063x; + 0.9825x,
x; = [Oncology drug: 1] or [Other: 0]

x, = [Cost calculation method: 1] or [Other: 0]

x3 = [Orphan designated: 1] or [Other: 0]

x4 = [US AA: 1] or [Other: 0]

X = 0.266 — ‘confirmatory study is NOT required’

X < 0.266 - ‘confirmatory study is required’
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BY, AN HDEFRAERLBFEESNTEY, WWHEPAABEEINLTW, 207 —#
N— 2 % Table 2~ EROPRFHEREZ HOTRI L7RER, FHHEE230.266% 8 % 7=
By, AARTORGERBRS GRS EHRA LT, 2oV TF—var7F—2ty TR
AEL7-RER, RUE, BEENZTNZN05, 1.0THY, BBIERMTHERI100%, MR H )N

86.6% % 7~ L 72,
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Table 4 List of investigated drugs approved in Japan between April and September 2020 for accuracy confirmation (Validation dataset)

Cost Orphan Accelerated Prediction of  Actual of
Generic name of drugs Antineoplastic Calculation  designated by Approval Calculation  Confirmatory confirmatory
Agent designation by value clinical trials  clinical trials
Method PMDA
FDA waiver waiver
Siponimod fumarate No No Yes No -1.013 No No
Sacubitril valsartan sodium hydrate No No No No -2.319 No No
Opicapone No No No No -2.319 No Yes
Vadadustat No No No No -2.319 No No
Daprodustat No No No No -2.319 No No
Incobotulinumtoxin A No Yes No No -1.357 No No
Satralizumab No Yes Yes No -0.051 No No
Tildrakizumab No No No No -2.319 No No
Indacaterol Acetate/ Mometasone furoate ~ No No No No -2.319 No No
Indacaterol Acetate/
Glycopyrronium Bromide/ No No No No -2.319 No No
Mometasone Furoate
Isatuximab Yes No No No -0.542 No No
Capmatinib hydrochloride Yes No Yes Yes 1.747 Yes Yes
Sofpironium bromide No Yes No No -1.357 No No
Enarodustat No No No No -2.319 No No
Filgotinib maleate No No No No -2.319 No No
Niraparib tosilate hydrate Yes No No No -0.542 No Yes
Cetuximab sarotalocan sodium Yes Yes No No 0.420 Yes Yes
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Table 5 Characteristic of surveyed oncology drugs

Characteristic

Oncology drugs with no confirmatory clinical trials (n=54)

Total

With no confirmatory

clinical trials globally (n=23)

With no confirmatory

clinical trials in JP (n=31)

Oncology drugs with
confirmatory clinical
trials (n=27)

Drug pricing system

Cost accounting method 18 (33.3%) 9 (39.1%) 9 (29.0%) 6 (22.2%)

Similar drug efficacy comparison method 36 (66.7%) 14 (60.9%) 22 (71.0%) 21 (77.8%)
Orphan designation by PMDA

Orphan designation 33 (61.1%) 16 (69.6%) 17 (54.8%) 12 (44.4%)
Accelerated Approval designation by FDA

Accelerated approval designation 20 (37.0%) 12 (52.2%) 8 (25.8%) 4 (14.8%)
Premium rewards for drug pricing

Breakthrough premium 0 (0%) 0 (0%) 0 (0%) 0 (0%)

Usefulness premium | 4 (7.4%) 1 (4.3%) 3(9.7%) 0 (0%)

Breakthrough premium 0 (0%) 0 (0%) 0 (0%) 0 (0%)
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AT, MEtEIT o TBAASON, AAREOEERBICB VT, HEICHARTHRIERER %
Fzhi L TR 72 (P < 0.05),
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Table 6 Impact of factors on oncology drugs with/without confirmatory clinical trials in Japan by single logistic regression analysis

Factor 95% Confidence Interval
Odds Ratio Lower Upper P

Drug Pricing system

Cost accounting method 1.75 0.60 5.10 0.35
Orphan designation by PMDA

Orphan designation 1.96 0.77 5.01 0.157
Accelerated Approval designation by FDA

Accelerated approval designation 3.38 1.02 11.20 0.046
Premium rewards for drug pricing

Usefulness premium | 8,450,000 0.00 Inf 0.989

Usefulness premium 11 0.61 0.21 1.75 0.356
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Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis

Waiver of Accelerated

confirmatory Anti- Cost Orphan Approval
Generic name of drugs Neoplastic  Calculation designated

clinical trial designation by

Agent Method by PMDA

in Japan FDA
Abiraterone acetate Yes Yes No No No
Aclidinium bromide Yes No No No No
Aflibercept beta Yes Yes No No No
Alectinib hydrochloride Yes Yes No Yes Yes
Alemtuzumab Yes Yes No Yes No
Alogliptin benzoate Yes No No No No
Apremilast Yes No No No No
Artemether and lumefantrine Yes No No No No
Atovaquone Yes No Yes No No
Atovaquone and proguanil
hydrochloride Yes No Yes No No
Asfotase alfa Yes No Yes Yes No
Avelumab Yes Yes No Yes Yes
Azacitidine Yes No Yes Yes No
Bazedoxifene acetate Yes No No No No
Bedaquiline fumarate Yes No No Yes Yes
Bendamustine hydrochloride Yes Yes No Yes No
Bexarotene Yes Yes No Yes No
Bictegravir, emtricitabine and
tenofovir alafenamide Yes Mo No Yes Mo
Blinatumomab Yes Yes No Yes Yes
Borofalan (10B) Yes Yes Yes No No
Brentuximab vedotin Yes Yes Yes Yes Yes
Brodalumab Yes No No No No
Cabazitaxel acetonate Yes Yes Yes No No
Cabozantinib malate Yes Yes No No No
Carfilzomib Yes Yes No Yes Yes
Carmustine Yes Yes Yes Yes No
Ceritinib Yes Yes No Yes Yes
Cerliponase alfa Yes No Yes Yes No
Clofarabine Yes Yes No Yes No
Crizotinib Yes Yes Yes Yes Yes
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Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis (Continued)

Waiver of Accelerated

confirmatory Anti- Cost Orphan Approval
Generic name of drugs Neoplastic  Calculation designated

clinical trial designation by

Agent Method by PMDA

in Japan FDA
Cysteamine bitartrate Yes No Yes Yes No
Dabrafenib mesylate Yes Yes No Yes No
Darunavir and cobicistat Yes No No Yes No
Defibrotide sodium Yes No Yes Yes No
Degarelix acetate Yes Yes No No No
Delamanid Yes No Yes Yes No
Dermatophagoides farinae extract Yes No No No No
Dexrazoxane Yes No Yes No No
Dolutegravir sodium Yes No No Yes No
Dolutegravir sodium and rilpivirine
hydrochloride Yes No No Yes No
Doravirine Yes No No Yes No
Dornase Alfa Yes No Yes Yes No
Eculizumab Yes No Yes Yes No
Elvitegravir, cobicistat, emtricitabine
and tenofovir disoproxil Yes No No Yes No
Entrectinib Yes Yes No Yes Yes
Enzalutamide Yes Yes Yes No No
Eribulin mesylate Yes Yes Yes No No
Fingolimod hydrochloride Yes No No Yes No
Fomepizole Yes No Yes No No
Forodesine hydrochloride Yes Yes No Yes No
Fulvestrant Yes Yes Yes No No
Glatiramer acetate Yes No No Yes No
Hemin Yes No Yes Yes No
Hydroxychloroquine sulfate Yes No Yes No No
Ibrutinib Yes Yes No Yes Yes
Icatibant acetate Yes No No Yes No
Ipilimumab Yes Yes No Yes No
Lenalidomide hydrate Yes Yes No Yes No
Levocarnitine Yes No No No No
Levocetirizine Hydrochloride Yes No No No No




Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis (Continued)

Waiver of Accelerated

confirmatory Anti- Cost Orphan Approval
Generic name of drugs Neoplastic  Calculation designated

clinical trial designation by

Agent Method by PMDA

in Japan FDA
Lorlatinib Yes Yes No No Yes
Methadone hydrochloride Yes No Yes No No
Methylthioninium chloride hydrate Yes No Yes No No
Metreleptin Yes No Yes Yes No
Metyrosine Yes No Yes Yes No
Mogamulizumab Yes Yes Yes Yes No
Natalizumab Yes No No Yes No
Necitumumab Yes Yes No No No
Nivolumab Yes Yes Yes Yes Yes
Osimertinib mesylate Yes Yes No No Yes
Ofatumumab Yes Yes No Yes Yes
Panitumumab Yes Yes No No Yes
Paromomycin sulfate Yes No Yes No No
Pasireotide pamoate Yes No No No No
Pembrolizumab Yes Yes No Yes Yes
Plerixafor Yes No Yes Yes No
Pomalidomide Yes Yes No Yes Yes
Ponatinib hydrochloride Yes Yes No Yes Yes
Pralatrexate Yes Yes No Yes Yes
Primaquine phosphate Yes No Yes No No
Quizartinib dihydrochloride Yes Yes No Yes No
Radium Ra 223 dichloride Yes Yes Yes No No
Rilpivirine hydrochloride Yes No No Yes No
Rimabotulinumtoxin B Yes No Yes No No
Romidepsin Yes Yes No Yes No
Ruxolitinib phosphate Yes No Yes Yes No
Selexipag Yes No No Yes No
Sirolimus Yes No Yes Yes No
Sodium Hyaluronate Crosslinked
Polymer, Sodium Hyaluronate

Yes No Yes No No

Crosslinked Polymer Crosslinked

with vinylsulfone
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Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis (Continued)

Waiver of Accelerated

confirmatory Anti- Cost Orphan Approval
Generic name of drugs Neoplastic  Calculation designated

clinical trial designation by

Agent Method by PMDA

in Japan FDA
Spiramycin Yes No Yes Yes No
Sterilization adjustment talc Yes No Yes No No
Stiripentol Yes No Yes Yes No
Streptozocin Yes Yes Yes Yes No
Temsirolimus Yes Yes Yes No No
Tepotinib hydrochloride Yes Yes No Yes No
Thiotepa Yes Yes Yes No No
Tigecycline Yes No Yes No No
Tirabrutinib hydrochloride Yes Yes No Yes No
Trametinib dimethyl sulfoxide Yes Yes No Yes No
Trastuzumab deruxtecan Yes Yes No No Yes
Trastuzumab Emtansine Yes Yes Yes No No
Trifluridine and tipiracil
hydrochloride Yes Yes Yes No No
Vandetanib Yes Yes No Yes No
Vemurafenib Yes Yes Yes Yes No
Venetoclax Yes Yes No No Yes
Viltolarsen Yes No Yes Yes No
Vorinostat Yes Yes Yes No No
Abatacept No No No No No
Abemaciclib No Yes No No No
Acamprosate calcium No No Yes No No
Acotiamide hydrochloride No No Yes No No
Afatinib dimaleate No Yes No No No
Aflibercept No No No No No
Albutrepenonacog alfa No No No No No
Alirocumab No No No No No
Ambrisentan No No No Yes No
Amenamevir No No No No No
Aminolevulinic acid hydrochloride No Yes Yes Yes No
Anagliptin No No No No No
Anagrelide hydrochloride hydrate No No Yes Yes No




Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis (Continued)

Waiver of Accelerated

confirmatory Anti- Cost Orphan Approval
Generic name of drugs Neoplastic  Calculation designated

clinical trial designation by

Agent Method by PMDA

in Japan FDA
Antithrombin gamma No No Yes No No
Apalutamide No Yes No No No
Apixaban No No No No No
Apomorphine hydrochloride No No Yes Yes No
Asenapine maleate No No No No No
Asunaprevir No No No No No
Atezolizumab No Yes No No No
Axitinib No Yes No No No
Azilsartan No No No No No
Baloxavir Marboxil No No No No No
Baricitinib No No No No No
Belimumab No No Yes No No
Benralizumab No No No No No
Benzoyl peroxide No No No No No
Betaine No No Yes Yes No
Bezlotoxumab No No Yes No No
Bilastine No No No No No
Binimetinib No Yes No Yes No
Bisoprolol No No No No No
Bixalomer No No No No No
Bosutinib hydrate No Yes No Yes No
Brexpiprazole No No No No No
Brimonidine tartrate No No No No No
Brolucizumab No No No No No
Budesonide, glycopyrronium
bromide and f‘o}r]m(inol fumarat No No No Mo Mo
Buprenorphine No No No No No
Burosumab No No Yes Yes No
Canagliflozin No No No No No
Canakinumab No No Yes Yes No
Carglumic acid No No Yes Yes No
Caspofungin acetate No No No No No




Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis (Continued)

Waiver of Accelerated
Anti- Cost Orphan
confirmatory Approval
Generic name of drugs Neoplastic  Calculation designated
clinical trial designation by
Agent Method by PMDA
in Japan FDA
Catridecacog No No Yes Yes No
Ceftolozane sulfate and tazobactam
) No No Yes No No
sodium
Certolizumab Pegol No No No No No
Cetilistat No No Yes No No
Choriogonadotropin alfa No No No No No
Collagenase clostridium histolyticum  No No Yes No No
Condoliase No No Yes No No
Dabigatran etexilate mesylate No No Yes No No
Daclatasvir, asunaprevir and
) No No No No No
beclabuvir
Daclatasvir dihydrochloride No No No No No
Denosumab No Yes No No No
Dacomitinib No Yes No No No
Damoctocog Alfa Pegol No No No No No
Dapagliflozin propanediol No No No No No
Daptomycin No No No No No
Daratumumab No Yes No Yes Yes
Darolutamide No Yes No No No
Delgocitinib No No Yes No No
Dermatophagoides farinae extract No No No No No
Dermatophagoides farinae extract
No No No No No
raw powder
Desflurane No No No No No
Dimethyl fumarate No No No Yes No
Diquafosol sodium No No Yes No No
Dotinurad No No No No No
Drospirenone and ethinylestradiol
No No No No No
betadex
Dry Concentrated Human Blood
Coagulation Factor X Activated No No No Yes No

Factor VII
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Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis (Continued)

Waiver of Accelerated
Anti- Cost Orphan

confirmatory Approval
Generic name of drugs Neoplastic  Calculation designated

clinical trial designation by

Agent Method by PMDA

in Japan FDA
Dupilumab No No Yes No No
Dulaglutide No No No No No
Durvalumab No Yes No No No
Edoxaban tosilate hydrate No No No No No
Efinaconazole No No No No No
Efraloctocog Alfa No No No No No
Eftrenonacog Alfa No No No No No
Elapegademase No No Yes Yes No
Elbasvir No No No No No
Eldecalcitol No No No No No
Eliglustat tartrate No No Yes Yes No
Elobixibat hydrate No No No No No
Elosulfase alfa No No Yes Yes No
Elotuzumab No Yes No Yes No
Eltrombopag olamine No No Yes Yes Yes
Elvitegravir, Cobicistat,
Emtricitabine, and Tenofovir No No No Yes No
Alafenamide Fumarate
Emicizumab No No No Yes No
Empagliflozin No No No No No
Emtricitabine, rilpivirine and
tenofovir alafenamide Mo Mo Mo Yes Mo
Encorafenib No Yes No Yes No
Epoetin beta pegol No No No No No
Esaxerenone No No No No No
Escitalopram oxalate No No No No No
Esflurbiprofen and mentha oil No No No No No
Esomeprazole magnesium No No No No No
Eszopiclone No No No No No
Etelcalcetide hydrochloride No No No No No
Evocalcet No No No No No
Evolocumab No No Yes No No




Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis (Continued)

Waiver of Accelerated
Anti- Cost Orphan
confirmatory Approval
Generic name of drugs Neoplastic  Calculation designated
clinical trial designation by
Agent Method by PMDA
in Japan FDA
Exenatide No No No No No
Febuxostat No No Yes No No
Ferric citrate hydrate No No No No No
Fesoterodine fumarate No No No No No
Fidaxomicin No No No No No
Fluticasone furoate and vilanterol
) No No No No No
trifenatate
Fosaprepitant meglumine No No No No No
Fosphenytoin sodium hydrate No No Yes No No
Fosravuconazole L-lysine ethanolate ~ No No No No No
Freeze-dried inactivated tissue
) ) No No No No No
culture ravies vaccine
Gabapentin enacarbil No No Yes No No
Gadobutrol No No No No No
Galantamine hydrobromide No No No No No
Gilteritinib fumarate No Yes No Yes No
Glecaprevir and pibrentasvir No No No No No
Glycopyrrolate No No No No No
Golimumab No No No No No
Grazoprevir No No No No No
Guanfacine hydrochloride No No No No No
Guselkumab No No No No No
Human prothrombin complex, freeze-
) No No No Yes No
dried concentrated
Hydromorphone hydrochloride No No No No No
Hydroxyethyl starch 130000 No No Yes No No
Ibandronate sodium No No No No No
Ibuprofen lysine No No Yes No No
Idarucizumab No No Yes No Yes
Iguratimod No No No No No
Iloprost No No No No No
Indacaterol maleate No No No No No




Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis (Continued)

Waiver of Accelerated

confirmatory Anti- Cost Orphan Approval
Generic name of drugs Neoplastic  Calculation designated

clinical trial designation by

Agent Method by PMDA

in Japan FDA
Indium In 111 pentetreotide No No Yes No No
Inotuzumab Ozogamicin No Yes Yes Yes No
Insulin degludec No No No No No
loflupane I 123 No No No No No
Ipragliflozin L-prolin No No No No No
Iron sucrose No No No No No
Istradefylline No No No No No
Ivabradine hydrochloride No No No No No
Ixazomib citrate No Yes No Yes No
Ixekizumab No No No No No
Japanese Cedar Pollen powder No No No No No
Lacosamide No No No No No
Laninamivir octanoate hydrate No No No No No
Lanreotide acetate No No No No No
Lascufloxacin hydrochloride No No No No No
Ledipasvir and sofosbuvir No No No No No
Lemborexant No No No No No
Lenvatinib mesylate No Yes No Yes No
Letermovir No No Yes Yes No
Levetiracetam No No No No No
Lidocaine and propitocaine No No Yes No No
Linaclotide No No Yes No No
Linagliptin No No No No No
Lisdexamfetamine dimesylate No No No No No
Lixisenatide No No No No No
Lomitapide mesylate No No Yes Yes No
Lonoctocog Alfa No No No No No
Lubiprostone No No Yes No No
Lurasidone hydrochloride No No No No No
Luseogliflozin hydrate No No No No No
Lusutrombopag No No No No No
Macitentan No No No No No




Supplement Table List of investigated drugs approved in Japan between April 2010 and March 2020

for analysis (Continued)

Waiver of Accelerated
Anti- Cost Orphan

confirmatory Approval
Generic name of drugs Neoplastic  Calculation designated

clinical trial designation by

Agent Method by PMDA

in Japan FDA
Melatonin No No No No No
Memantine hydrochloride No No No No No
Meningococcus A,C,Y,W-135,
tetravalent purified polysaccharides No No Yes No No
antigen conjugated
Mepolizumab No No No No No
Methacholine chloride No No Yes No No
Migalastat hydrochloride No No Yes Yes No
Miglustat No No Yes Yes No
Mirabegron No No No No No
Mirogabalin besylate No No No No No
Naldemedine tosylate No No No No No
Nalfurafine hydrochloride No No No No No
Nalmefene hydrochloride hydrate No No No No No
Nepafenac No No No No No
Nintedanib esylate No No No Yes No
Nitisinone No No Yes No No
Nonacog Beta Pegol No No No No No
Nonacog gamma No No No No No
Nusinersen sodium No No Yes Yes No
Obinutuzumab No Yes Yes No No
Octocog Beta No No No No No
Olaparib No Yes Yes No Yes
Omarigliptin No No No No No
Ombitasvir, paritaprevir and ritonavir ~ No No No No No
Omega-3-acid ethyl esters No No No No No
Ozenoxacin No No No No No
Palbociclib No Yes Yes No Yes
Paliperidone No No No No No
Paliperidone palmitate No No No No No
Pancrelipase No No Yes No No
Panobinostat lactate No Yes No Yes Yes
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Patisiran sodium No No No Yes No
Pazopanib hydrochloride No Yes Yes Yes No
Peficitinib hydrobromide No No No No No
Pegfilgrastim No No No No No
Pemafibrate No No No No No
Perampanel hydrate No No No No No
Pertuzumab No Yes No No No
pH4 treated acidic human
immunoglobulin (subcutaneous No No No No No
injection)
pH4 Treated human normal
immunoglobulin No No No No No
Posaconazole No No Yes No No
Prasugrel hydrochloride No No No No No
Pregabalin No No Yes No No
Ramelteon No No No No No
Ramucirumab No Yes No No No
Rasagiline mesylate No No No No No
Ravulizumab No No No Yes No
Regorafenib hydrate No Yes No No No
Relugolix No No No No No
Remimazolam besylate No No Yes No No
Repaglinide No No No No No
Rifaximin No No Yes Yes No
Riociguat No No No Yes No
Ripasudil hydrochloride hydrate No No No No No
Risankizumab No No No No No
Rivaroxaban No No No No No
Rivastigmine No No No No No
Romiplostim No No Yes Yes No
Romosozumab No No No No No
Rotigotine No No No No No
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Roxadustat No No No No No
Rufinamide No No No Yes No
Rupatadine fumarate No No No No No
Rurioctocog alfa pegol No No No No No
Safinamide mesylate No No No No No
Sarilumab No No No No No
Saxagliptin hydrate No No No No No
Sebelipase Alfa No No Yes Yes No
Secukinumab No No No No No
Semaglutide No No No No No
Simeprevir sodium No No No No No
Sodium phenylbutyrate No No Yes Yes No
Sodium selenite No No Yes No No
Sodium zirconium cyclosilicate No No No No No
Sofosbuvir No No No No No
Sofosbuvir and velpatasvir No No No No No
Suvorexant No No No No No
Tafamidis meglumine No No Yes Yes No
Tapentadol hydrochloride No No No No No
Tedizolid phosphate No No No No No
Telaprevir No No No No No
Teneligliptin hydrobromide hydrate No No No No No
Tenofovir alafenamide fumarate No No No No No
Tenofovir disoproxil fumarate No No No No No
Teriparatide No No Yes No No
Tetrabenazine No No Yes Yes No
Ticagrelor No No No No No
Tiotropium and olodaterol No No No No No
Tofacitinib citrate No No No No No
Tofogliflozin No No No No No
Tolvaptan No No Yes No No
Topiroxostat No No No No No
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Trabectedin No Yes Yes Yes No
Trelagliptin succinate No No No No No
Treprostinil No No No No No
Turoctocog Alfa No No No No No
Turoctocog Alfa Pegol No No No No No
Umeclidinium bromide and vilanterol No No No No No
Upadacitinib hydrate No No No No No
Ustekinumab No No No No No
Vaniprevir No No No No No
Vedolizumab No No No No No
Velaglucerase Alfa No No No Yes No
Venlafaxine hydrochloride No No No No No
Vibegron No No No No No
Vigabatrin No No No Yes No
Vonicog Alfa No No Yes Yes No
Vonoprazan fumarate No No No No No
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