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< Abstract>

Dirug development for orphan discases :
support programs by National Institute of
Biomedical Innovation (NIBIO).

by
Teiji TAKEL M.D., Ph.D.
from

R & D Promotion Department, National
Institute of Biomedical Innovation (NIBIO),
Ibaraki, Osaka, JAPAN

It has been well known that orphan drugs/devices
are difficult to be developed due to the small number of
patients and high cost of drug development, In addi-
tion, its process is long and the success rate is estimated
1o be 1/30,000 if the pharmaceutical process starts from
identification of a new compound to its market applica-
tion after approval of regulatory authority. Under this
condition, Japanese government started to support re-
search and development programs for orphan drugs/
devices in 1993 to facilitate practical application of new
drugs/devices for orphan diseases. National Institute
of Biomedical Innovation (NIBIO) has been implement-
ing these programs in cooperation with Ministry of
Health, Labour and Welfare (MHLW) and Pharmaceu-
ticals and Medical Devices Agency (PMDA). NIBIO
provides research grand, technical advice, R&D infor-
mation including clinical trial, certification for tax de-
duction, and other necessary supports for developing
new orphan drugs/devices,
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The Development and Promotion System of Orphan Drugs

and Orphan Devices in Japan

W
Hirofumi KUSUNOKI

Abstract

Japanese government promotes the companies that develop the orphan drugs or orphan medical
devices. At first, the companies that want to get the benefits from the government, they have to get
the designation from the Minister of Health Labor and Welfare. After that, they get the benefits from
the Ministry of Health Labor and Welfare (MHLW), the Pharmaceuticals and Medical Devices Agency
(PMDA) and the National Institute of Biomedical Innovation (NIBIO). They give the benefits to the
companies as follows:

1. Priority consultation on clinical trials and priority review.

2. Extension of re-examination period.

3. Grants to assist the necessary R & D to develop the orphan drug or orphan medical device.
4. Guidance and advice regarding the R & D.

5. Paperwork certifying applicability of R & D expenses for preferential tax treatment.

We strongly hope that the many companies use these benefits and develop many orphan drugs
and orphan medical devices. And finally, we hope that a lot of patients who are waiting those drugs
and devices will be happy.
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3. WREHEN I

FHMEEORBREE MEZTV, BB Mok, A FTVERRYI—a—FkLi, ¥7Vr0d
A ZHEREBE 74 v ¥ v — DEMRESERERZ BT, ORI Z4T o 720 SEOHT (ANOVA) # VT, A% v
TOERAY v 7 x BROFYZ B LU, 7 — ZBITE, BRI 7 by =27 (STATA 121 for Windows,
StataCorp LP, Texas, USA) %M L7z RFMEOERAKE (a) 135% (F4bb, p < 0051, HEEH
CEBETHD) Lz

1 R I

21 30 2 (UEE 30.0%)% L8 6 L, BT R & Uize MAE ORI, 2tik4 A (133%) BHE26 A (86.7%)
Tdh oo FHEHNOE— FIZ40 ~49B LUB0 ~ 59D DDTN—T %14 N (46.7%) Th o 720 WA
DE— FIZRFEA15 A(500%) THholz, HHEHBGEEHD &, LB X Y (100 ~ 999 A) #,(1000 ~ 2999 A)
B, (23000 N) BEOZ22a), Fheh, 743 (233%), 1143 (367%), 12483 (400%) koiz (3&1),

®1. BEEORH
£ ® 30/30 (100%)
20~29 1% 33 1)
30~39 i 33 1
40~49 1 46.7 (14)
50~59 i 46.7 (14)
60~69 i 0.0 ©
70~79 1% 0.0 ©
=80 i 00 )
B @ 30/30 (100%)
BAgE 50.0 (15)
MR - 3.3 )
3 16.7 (5)
it . 6.7 ()]
SEEE 10.0 3)
{ReRIR G 33 (1)
Bk 33 (1)
2 0Ats . 67 (2
TR HEW 30/30 (100%)
0~99 A 0.0 {0)
100~499 A 6.7 (2)
500~999 A . 16.7 (5)
1000~2999 A 367 (1)
= 3000 A (12)

2013% 1285 Chnical Raseorch Professionals No.39 7

1) — AR ERIER & IRARTSL / BROEREMtIc O WT

—HRAG R EERE (RRAFSE/ BRI ) FHICHT 2 HE @ "— BN 2 BEREROREY —EX 2T o T E
TH R ERERODE - REERTOEERM I A TN T 4 VMRS Y TR — R RE
FHHORMEY = 794 b2 BHLTTY ‘Y74 Mo HEEOTT A bOFHE (74— F Ny 7)
ERTBONTTE OWTFROEMD, FERBEOBN THEEEZE o7, SO0 TIE, MBI
LElErEWCER Do 7 (D),

FERIFE / B BHUICHT 20 E © "BEICHT 2 HHIRIE — U X 21T T 92" TREBICHT 2158
OYE - REEITIEEBHL I VH VT4 Y IHMIEH Y TIH" HRCHT 2 ERIRE Y 2T b EB
HHTTH" OVWThoORMD, FFEREOM CHEWAEER 2272 (E2).

2. —ROLERGH BRI / BROFRICOVT

2) —BRNGEREE, REWE/ AROBRICETZ V7V MEERRICOWT

— R EFIEHRO 7 2 74 MREICBOT, XY v TOREFERR L OMTREAO (b S WEERE
WBERS v 7ML BESEDolze 75, BRPISE - RO = 794 MEEIEL L BRI
TV A RERD RV IDERS DS ol (F]3),

BRERIIZE / MBI B O S B OFHIC oW Tk, FEREFKEVIEEANBRESLEZ L E X T 58
FETHolo Tz, METHEBRREEZTI B, BHEANE (Jrr2d) UTRMET2HEICHSTHA
(100~ 999N) BETH4HE, AEZL (1000 ~ 2999 A) BETH2445, #HES (23000 A) HCHl2ERE
D NEEIRABHE L EE LT (]3),
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BETZTHA M X o THREZAT) HE, [HEREFBY] PERECEHREZRNICHREEZITI O
HEE L EAEDRD o 7oh, [PMDA (FHG - EHRBOMEFMET ) BHFRE) V] G3ERBN K
FEEEND -7z (p=0044) (F4).
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AVF =3y POERICED, 9274 FRERTAHEN, BRREO—00FEL LTELLATWEY
A5, AW S SHERE AR OoXEJCBEAERL, —BH2ERERERELCWIRESEIZVE
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—HT, WRRIIE - REBERORBICOVWTE, ZOBRBERCHEND LI L EZ N5, RBERESE T
HHBERLEMID Y 274 ML B HHRRR LT TV LOBFEF LBV Ldvbho 2.
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BRI - BEEG, SREE, —REROER

An observational study on information sources pertaining to
investigational and commonly used medications .
Differences between patients, outpatients, and
the general population

B iT BRI dsR W kB wHE FUE BB W

OBIECTIVES [ In {oreign countriey, some stuedies have amalyzed the media theough which patients with

differen disense conditions, such as caneer and Intraciable di Land social backgrounds shiain information
regarding clinien! trials and their preferred methods. Howsvey, fow studies have been underisken on this topie in
Japan,

—¢el—

Therefore, we adininistered o guestionnaive survey 1o three groups-—u generval population, patients with
mractable disenses and psychiatide disorders, and outpationts visiting nationad medical Instiiutions—dn order 1o
ascertain the media through which they obtained general medical and elinical trial information, and their
otivstions for chigining information,

METHODS | The general popudation consisted of adults of both sexes aged 20 or vider fiviag in the Tohoku
digtrict. Using the Besie Resident Reginter, randomized probability proportions! sampding based on the
populations by age group in municipalities was undertaken with stratification by sex and age {(i0-year age
groupsh With cooperation from the office of each patient group, patients were selected based on rembersiip Hats
{adl members fo some groups) and were sent questionnaires,

RESULTS | Many people In the general population group cbinined geseral saedical information {rom nirses and
pharmarists, while the patlent jroup showed the opposite tendency. The patient group vsed the Internet move
freguently than the general population id ro obtaln information. The same tendency was observed for
information seurces regarding clinical trinls and the media through which participanis sctually vetrieved
information,

CONCLUSION T These results indivate that it i preferable to provide the general population with information

vegarding medicing and cligical trisls through nurses and pharmacists, for whom there ave fow barviers to

Phirashi Fulll, Savoral Noguelt, Daisuke Ogine, Kontliko Tolmbashd, Hajime Soto BIRCREEERNE Bl
Wi

BEEmI0E 1S (1 H) 20

2

{2

emmvnieation, Corversely, patienss freguently dhtsin such information from doctors with advanced knewledge,
and they actively nge the Interney for this pupose too. Many natlents sought information regavding higher-tevel
therapy and alieroatives to thelr current thevapy Therelore, it s fmportant to develop o website o disseminge
infurmation on advaneced therapy and clinical trizals. Tt would also be preferable 1o provide information regarding

chinicyl trinls through doctors,

Key words © clinieal triagl health information seeking
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Current status of and challenges in ensuring compliance with
JIS standards among websites providing information
about clinical studies and trials and search sites

FE ckmy W oEREE EH D B R®

ORFECTIVE : {n the 5-Year Action Plan 2012 on Activation of Clinical Resenrches and Trials, measures to

increase the tramsparency and accessibilicy of information on tlinical studies and trials were required. Thevefore,

this study examines websites providing information on clinical studies and trials or sesreh sites in Jupan and

14

ersons s the results can provide teehningd e gi the developraent of a publicly accessible search system

for information on elinieal studies and trials.
METHODS | We examined websttes providing Information on olinfes! studies and triale and search sites in
Japen and oversess (6 sites in taialh The survey was conducted i March 2012, The websites were evaluated

using the items pertaining to the Japanese Industrial Standurds JI81L

RESVLTS | Among the ires providing information abow olinical syudies and trials or the search sites,

there were relatively more advanced search options among the Western websites, Addittonally, on the Wentern

sites, search rosulis were congistent regardioss of whether the sesveh was performed from the bome page or
pages devoted o the search function,

CONCLUSION | We should promote the lnproverment of domestic systenss providing lnforemation on clinfeal

stndies and srinls by willsing the strongths ohserved in advanced Iternational websites, In addition, we should

prome the browd use of the information held by the Japan Registries Network JPEN inchudipg the search

porial of the Natlosal Institute of Pabdic Health which summarizes the findings of ail clinical stndies and trinls

condugted n Japan,

Key words | medical information | information on cliniont researches and trials | wel secessibility L web usability
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