20 DDrare NIBIO\HL\l

— BIRORREY LENERLGT - SRV ADT—ER—R —

OrRFrE—L FIIAF2, FEEHEF. KAERZ ARERAN

1. BRIt RARIEAN EEEE - @R - REWRAR HGWRBARRRE - ZELV 22—
2. ENIFARFREN EREEE - K - REWREAR AR - EEHAREL 22—

DDrare (¥4 — 54 — L 77 ; Database of Drug Development for Koy - URY> a9k E, #RoAIEIEZENERICERR
Rare Diseases) Vid. B4 5HEE D5 FEHIKDRIKIGHR & EYIERE F—RAN—R BB EEBHNELTWD,

GEF/IRAT T ADT—ZR—2 & LT, ERER - f#FE - 2EWR
P& BARRET 2 EEEEBERMZERT & OFERIHEZ THE I NI, 1) DDrare : https://ddrare.nibiohn.go.ip

DDrareld, QEEH#HROEELZBEEBES 2O THIER - fE L 7-& 2) [HEFEHHFEBFHROT —2ZN—X & DERE] BEN= 21— X No.49
BELUX L (H®E) 2, QR4 KERABL A MY A SHE L, 2016.11 https://www.ipma.or.ip/opir/news/
EEHROBARAR EFAREY. OFREMORNELGTF - XXV 3) [HEE#HHEDT — 2 ~N—X“DDrare” BN ] BEH =21 —X
A1BHR,. ZREL TWBY, 2021F38RTIE. EEL EEYZDME No.54 2018.7 https://www.jpma.or.ip/opir/news/
REZONLFTKETFR YA ZVTOREBEICE Y, 30,0004 £ DB 4) Sakate and Kimura. Sci Rep. 2021

FRERER. 2,000 E0#EY) (DrugBank) #HiH L7, EYOEESL https://pubmed.ncbi.nim.nih.gov/34117295/

FHL581, BRY/NR T = 1#15286 (KEGG) & % > 7=, DDrareld

Licensed under a Creative Commons £R4.0EERZ 4 > X

©2021 FFae— (RLMTRARBEAN EEEE - B - REVRA)


https://ddrare.nibiohn.go.jp/
https://www.jpma.or.jp/opir/news/
https://www.jpma.or.jp/opir/news/
https://pubmed.ncbi.nlm.nih.gov/34117295/

1. DDrare (574 —

T4

—L7) &l

DDrare

Database of Drug Development for Rare Diseases

[ Japanese / English ]

20214E38 7 — % IR - Update: 2021.6.11 prev ver.

REBYRF (HREHER)

Disease (HEEBYZH)
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REBH (ERRSRIERB D) 231333, ERARSBRMH : 30,029, FW#% : 19,030 (DrugBank : 2,001) ,
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1. REMEHERE

Searched query = "Spinal and bulbar muscular atrophy", "Spinobulbar muscular atrophy", "SBMA", "Kennedy disease", "Kennedy-Alter-Sung syndrome"
%Wi‘i{ﬁ?ﬁﬁ 4 58’]‘ The queries were searched in Public_title, Scientific_title, and Condition. Export date: 03/15/2021. Trials are sorted by Date_enrollment from most recent to oldest in the table.
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16 (DrugBank : 8) ,

17, Y REGEETH 10, BRI o8 15]

Drug = Acetate; BVS857; Clenbuterol; Creatine; Dutasteride; Goserelin; Leuprolide; Leuprorelin; Leuprorelin Acetate; MONORES*30CPR 20MCG; Mesxiletine; Monores; Procedure: Electrophysiologic study;
Procedure: tissue biopsy; TAP-144-SR(3M); Testosterone

Disease
. = = 4
Disease Sitemap &R .| KEE ERPRELRRI RN RBETH EmE
&5 Phase1/2/3/4 [ DrugBank ] KRV AE (2) B search in Page search  Reset  e.g. "Phase 3", "Not recruiting”, "Japan”
1 | REMMEHERE 17 trials 16 drugs 10 genes (11,22
Drug Sitemap "Spinal and bulbar muscula 0/9/2/16" [8drugs] 15 pathways (2) 1,50 [Ne- TriallD Date_ Date_ Public_title | Scientific_title Condition Intervention Primary_| Secondary_ [Recruitment_[inclusion_|i
Ao —— RS 4 sponsor sponsor Status | agemin
r atrophy", "Spinobulbar m 1|NCT03555578 £ . November [1/6/2018  |Specified Drug- |Specified Drug-Us |Spinal and Bulbar Mu [Drug: Leuprorelin Acetat [Takeda |[NULL Recruiting  |N/A f
Target uscular atrophy", "SBMA", (ClinicalTrials.gov ') 2,2017 Use Survey of L |e Survey of L Atrophy le
Dru Target Gene/Pathway  sitemap i o i il leuprorelin Aceta [relin Acetate Injecti
9 Gene/Pathway g V. Kennedy disease", "Kenne te Injection Kit 1 [on Kit 11.25 mg Al
dy-Alter-Sung syndrome" 1.25 mg All-Cas |-Case Investigation
- le Investigation: |: Spinal and Bulbar|
2 | EREMERIRE(LE 508 trials 530 drugs 170 genes (1) 9,0¢ Spinal and Bub |iusaular Atophy
. lar Muscular Atro
"Amyotrophlc lateral sclero 252 /235/161/35 (- [146 drugs] 221 pathways (2) 9,8¢ hy (SBMA) )
sis", "ALS" 2|UPRN-JapicCTI- 1839817 [02/11/2017(01/06/2018 [Specified Drug- [Specified Drug-Us [Spinal and bulbar mu [intervention name : Leupr [TAKEDA [NULL recruiting
[Use Survey of L |e Survey of Leupro|scular atrophy orelin Acetate PHARMA
News 3 | HHEHERE 179 trials 102 drugs 52 genes (1) 712/ leuprorelin Aceta [relin Acetate Injecti Dosage And administratio [CEUTICA
Slue i te Injection Kit 1 [on Kit 11.25 mg All n of the intervention : Leu (L COMP
Spinal muspular atrophy", 141/107/75/28 [26 drugs ] 78 pathways (2) 884 1.25 mg All-Cas |-Case Investigation prorelin Acetate Injection |ANY LTD
202146118 :  DDrare®F— % kcb £ F<. K5y S URYY 2=V ORIFICONT, BXEETUE L, "Myelopathic muscular atr slinvestioation g :iepinalandilitey it 2simgleverizwel(3
hy" "SMA I" "Werdni ISpinal and bulba|muscular atrophy ( eks subcutaneously, for u
2021438308 ©  2021F3BMRAMN | YATLKR (ROV—h, T4AF—) | F—YEH - HEEM (BEFWEERYE) £TWELRL, OPffV i p g eranig- Ir muscular atrop [SBMA) p to at most 8 years. Parti
- . N . Hoffman disease", "SMA II" lhy (SBMA) cipants received interventi
"DDrare F AL R=2—) [ EMUE LT, et inered|
cal care.
3|JPRN-UMINO00026150 [ |2017/04/25(31/03/2017 [Safety and effical |Spinal and Bulbar Mu |Mexiletine Hydrochloride [Nagoya |NULL Complete: foll [20years-ol |¢
icy of mexiletine scular Atrophy 300mg daily, for 4 weeks |University| low-up continu |d 0
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G Info on mouse-over

Search Reset e.g. Sirolimus, Z8'V.4~¥ 7, MAP2K
ABCDEEGHII1IJKLMNOP RSIT UV W pe CHEMOKINE SIGNALING PATHWAY |
Fﬁ %%% SHGeGpawRYS Eosinophil
ﬁ 10 @ entries per page: Showing 1to 5 of 5 entries Filter by Il:l/;';:};l.l:lge
. No. KEGG PATHWAY L' KEGG GENES £ KEGG DRUG ' DrugBank £ P T Iyrphocyte
1 4| KEGG PATHWAY KEGG GENES KEGG DRUG DrugBank
Drug (%#Y 2 k) DrugBank | All Description Patterns On map, Yellow: Drug target, Red: All disease-related
o , 1 Chemokine signaling pathway ' (- 1#4: CCRA L (: D09761L" ¢ Mogamulizumab | 1#: 26
Search Reset  e.g. Sirolimus, 75"V A%Z 2! Cytokine-cytokine receptor interaction £ G 1#: CCRA L' o D09761L" & Mogamulizumab 15: 26
3 Kaposi sarcoma-associated herpesvirus infection ' (- 1#4: CCRA L (- D09761L (: Mogamulizumab | 14: 26
ABCDEEGHI1JKLMNOPQRSTUVW XY Z other| 4 Viral carcinogenesis 7' - 144: CCRA LT (- D09761C | Mogamulizumab | 1#4: 26
182/2,001d 5 Viral protein interaction with cytokine and cytokine receptor [i' (- 1#4: CCRA ' & D09761L7 (: Mogamulizumab | 14: 26
i rugs =
10 @ drugs per page: Showing 1 to 10 of 182 drugs Filter by Reset
Cytokine- cylokme rec
No. .| DrugBank " EYE (RRRBRIERD 5 KEGG DRUG L7 KEGG GENES ' KEGG PATHWAY [ EEMRERES O Interaction
) On map, Yellow: Drug target genes
1 | Abacavir ' 5#: Abacavir; Abacavir 2#: D00891 L' - - 3f#: 135, 265, 325
300mg twice daily; Abacavir | D07057 " (: ¢
sulfate; Abacavir sulfate, 10663 (CXCHS ¥R9), 1230 (CCR1),
lamivudine and zidovudine; 1232 (CCR3)[11233 (CCR4)81234 (CCR5), 1235
Reverse transcriptase (CCR®), 1236 (CCR8), 1524 [
inhibitors: zidovudine, (CX3CR?1), 2826 (CCR10), 2829 (XCR1), 2833
\amivudine, abacavir: (CXCR3), 3577 (CXCR1), 3579 (CXCR2), 643
= CXCR5), 729230 (CCR2), 7852 (CXCR4,
2 | Abatacept ' batacept; Abatacept 14: D03203 2{4: CD8O T, 124%: Allograft rejection 7', 26#: 11, 13, 19, ( S { N ( ‘) L ( ) : \\ l
(aba); Abatacept (aba) + e CcD86 L Autoimmune thyroid disease ', Cell 41, 44, 46, 49,
methotrexate (mtx), double- adhesion molecules [, Graft-versus- &), B, BEY B,
hlind (dh): Ahatacant (hme- hnat diceaca [1 Intactinal immiine AN_ARR R4 03
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2. DDrare®E#1 (2021FE38 2 FkR)

BFFR YAV IFEORR DDrare ARRMOER

2018 2019 2020 2021
202153 B RFIRRIL, 2021533 i’c\@ﬁ%%gﬁ%ﬁ (WHO) . %) (DrugBank) BN (BEE, SFBM) | 162/306 | 207/331 | 226/333 | 231/333
%//\OX v zA <KEGG) DT =RIcb o< ﬁgd{ﬁ%ﬂ:%%*’%ﬂz G PR 3 B 24 4,399 11,765 15,194 30,029
RSB T — 20T XA bV (Jé_i/u\ ’7?&#%%) 2L, EEA Y FOY— #% (DrugBank) 642 1303 1666 2,001
(RI&KE. REEREMK) 0REBEL. FICKKE (ALS& ) ’\U)ﬁﬁﬁt Z NI S False Y= 284 123 551 581
positive DI 7 0t R 4 B L/ HER, M & W BREREAR S AN L (5X) E—— ™ - e -

B RTLBR. BEY (ElWmaofm) DEIM @ K‘kov—he7 g —Henoxs, BREERIC [EEEZGETRHER] 280N,

VATLBER V=, 7402 — REBUVEZ, R—BE REVRMCEITZBEY (BEREREUAMGER BR
ENEINFS S A FDH T 77, FWEEZ & DEEK
e (R et mTMOIVER | (81 : myopathy D% BITOHER) (BT AAYERBTTTORIAF =N L BBy TT Y T)

REBH (RRERIERH D) @ 231/333, WAHBRKEK : 3 01) , 1208
I 10 @ diseases per page: Showing 1 to 9 of 9 diseases (filtered from 333 total diseases) I I Filter by myopathy Reset I rhyIn €RB
= =0 |y [ =y REBET IWE%‘H (1) WD BEEEH Disease (FRBYZRK) : EBEHKIIIKBDMHKRHRIER §= Info on mouse-over
N I~ ank ] IS2AT 18 S M )
/ - M WSOOA @bd)ﬂuk%) BN (BARSIRIEHG D) ¢ 231/ 333, ERERME 1 30,029, MM 19,030 (DrugBank : 2,001) , IRIGEIETHE : 581, A/ Y = 1% : 286
"l . = 142, (2) 19N
n¢ IE . A JI E v JI E EWatE 1l
% (é - E F* L“ BIF L‘) v S > 10 @ diseases per page: Showing 1 to 10 of 333 diseases Filter by Reset
opathy™
= i - f = BB, D
30 | BRI A/NF— 13 trials 16 drugs 1gene (1) 400A (FAZIEIC L) Animal model &' :'-1: L EBE g\%ﬁ?’kz 13)a EE;!IHB . ﬂ&;g{ﬁfg (INE%‘H (1) 32019121[:‘ BOETS R
"Distal myopathy", "Distal 1/5/10/0 (= [3drugs] 1 pathway, (2) 2694 i EED / g=an =2 2) ERBIEHTAISER (2019) =
muscular dystrophy", "Miyo EBATE __alillnes 1 | RERMEHERE 17 trials 16 drugs 10 genes 1) 1,223 Biobank &
shi myopathy", "Distal dysfe o "Spinal and bulbar muscula 0/9/2/1§> [8drugs] 15 pathways s A Animal model &'
rlinopathy", "DMRV/GNE my r atrophy", "Spinobulbar m FipNH  _anlles b0
opathy", "Oculopharyngodi uscular atrophy", "SBMA",
stal myopathy" "Kennedy disease", "Kenne Fip:  BER
3 & " 0-9:
31 | RALLIANF— - = = (1) 100 A (BFRIEE &) dy-Alter-Sung syndrome . o o
"Bethlem myopathy "Beth (2) 144 2 | BEmMRRELE 508 trials 530 drugs 170 genes (1) 9,096 A 20-20: - Ji N
L T R e NS N IS S - "Amyotrophic lateral sclero 252332 35IISIISON [146 drugs] 221 pathways (2) 9,894A 30-39: 28 | Ci
sis", "ALS" FWAIH ____m nall § 40-49: 179
P~ o 50-59: 355
VIENyIgIutaconic aciaurias, STZIZT TS [3arugs| B pamnways Z= 3 | HHEHERE 179 trials 102 drugs 52 genes (1) 712A 60-69: 482
"3-methylglutaconyl-CoA h ERDT G "Spinal muscular atrophy", 141/107 /7528 [ 26 drugs] 78 pathways (2) 884A 70-74: 238
ydratase deficiency", "3-M "Myelopathic muscular atr FEWDE _wnmunlall 75-: 226
GA", "Barth syndrome", "Co ophy", "SMA I", "Werdnig- ;
steff syndrome", "Mitochon Hoffman disease", "SMA II" R S ,
drial respiratory chain disor 5 s . "Dubowitz disease". "SM - 7 208
der", "Dilated cardiomyopat N— “/*géj] '-k 7/ 7 rv 7
hy with ataxia syndrome", "
DCMA syndrome" collapse
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