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Clinical research, clinical study, and clinical trial in Japan
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Compound Type of disease Status Sponsor
https://upload.umin.ac.jp/cgi—open—
Vatiquinone (EPI-743) bin/ctr/ctr.cgi?function=history&ac MELAS Clinical study National Center Hospital, National Center of
(UMINO00010783) tion=list&type=summary&recptno=R Phase 1 Neurology and Psychiatry
000012615&language=J
Vatiquinone (EP1-743) _ . S - .
(JapicCTI-132349) ntto./ A clinicaltrias p/uSeI/Cl ) igh Syndrome sinical trial Dainippon Sumitomo Pharma Co., Ltd
(JapicCTI-142628) AR
Taurine https://upload.umin.ac.jp/cgi—open— Clinical study
; . = _ L . ,
(UMIN000029376) bin/ctr_e/ctr view.cgi?recptno=R00 |MELAS Phase 3I(AppI|cat|on Kawasaki Medical School
0033379 preparation)
Taurine https://upload.umin.ac.jp/cgi—open— Clinical study
; . = _ . ,
(UMIN0O00009358) bin/ctr e/ctr view.cgi?recptno=R00 |MERRF Phase 2 Kawasaki Medical School
0010995
Bezafibrate Eitrfsz:t/r/:;)li?%i:r:vl:aigjgécfr:;?l)?%%— Mitochondrial Fatty Acid | Clinical study Shimane University Hospital
(UMINO00017984) 0020843 CalTech Beta—Oxidation Disorder [Phase 2/3 y P
Sodium pyruvate hitps.//upload.umin.acp/ cgi-open- Clinical study
; . = _ . . . .
(UMIN000025880) ggz/gc;g;/ctr view.cgi?recptno=R00 |Leigh Syndrome Phase 3 Kurume University School of Medicine
Sodium pvruvate https://upload.umin.ac.jp/cgi—open— Clinical stud
by bin/ctr e/ctr view.cgi?recptno=R00 |MELAS/MELA Y Kurume University School of Medicine
(UMIN000025874) Phase 3
0029752
http://www.med.osaka—
Sodium pyruvate u.ac.jp/pub/ped/www/study/st09 b |Mitochondrial Disorder |Clinical study Osaka University

rain 3 kenkyu 02.html

L-arginine
(JMA-1IA00023)

https://dbcentre3.jmacct.med.or.jp/
jmactr/default.aspx?JMACCTID=JM

A-TIA00023

L—arginine
(JMA-1IA00025)

https://dbcentre3.jmacct.med.or.jp/
jmactr/default.aspx?JMACCTID=JM

A-1IA00025

MELAS

Investigator—initiated
clinical trial
Phase 3 (Application
preparation)

Kurume University School of Medicine

SPP-004 (5-ALA/Fe)

https://dbcentre3.jmacct.med.or.jp/

Mitochondrial Disease,

Investigator—initiated

(UMA-TIA00214) JMACTR/App/JMACTREO02 04/JM |mainly to cranial nerve |clinical trial Saitama Medical University Hospital

ACTREO02 04.aspx?kbn=3&seqno=51 |symptoms Phase 2
ldebenone https://upload.umin.ac.jp/cgi—open— Clinical study

; . o _ .

(UMIN000017939) bin/ctr e/ctr view.cgi?recptno=R00 |LHON Phase 1/2 Hyogo College of Medicine

0020747

. . . . https://upload.umin.ac.jp/cgi—open— -
Skin electrical stimulation , . . Clinical study . .
2 =

(UMIN000031057) bin/ctr e/ctr view.cgi?recptno=R00 |LHON Phase 1 Kobe University

0035434

KOINOBORI Associates Inc.
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https://upload.umin.ac.jp/cgi-open-bin/ctr_e/ctr_view.cgi?recptno=R000020843
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Clinical research, clinical study, and clinical trial around the world

April, 2018

Compound Type of disease Status Sponsor Country
Vatiquinone (EPI-743) https://www.clinicaltrials.gov/ct2/s |, . Clinical trial (DB) , .
(NCT02352896) how/NCT02352896 Leigh Syndrome Phase 2 (Completed) | -dison Pharmaceuticals Inc USA
Vatiquinone (EPI-743) https://www.clinicaltrials.gov/ct2/s Clinical trial . .
(NCT02104336) how/NCT02104336 Pearson Syndrome Phase 2 (Terminated) | -0:son Pharmaceuticals Inc USA
Vatiquinone (EP1-743) https://www.clinicaltrials.gov/ct2/s |, ,. N Clinical study . .
(NGT01642056) how/NCT01642056 Mitochondrial Disorders, ¢ Phase 2 National Human Genome Research Institute (NHGRI) |USA
Omaveloxolone (RTA408) https://www.clinicaltrials.gov/ct2/s Mitochondrial Mvopath Clinical trial (DB) Reata Pharmaceuticals In USA
(NCT02255422) how/NCT02255422 ¢ YoPatY Iphase 2 (Completed) ceuticals fne Denmark
RP103 https://www.clinicaltrials.gov/ct2/s |, . . . Clinical trial . .
(NCT02473445) how/NGT02473445 Mitochondrial Disease Phase 2 (Terminated) Horizon Pharma plc (Raptor Pharmaceuticals Inc) USA
Elamipretide (MTP-131) https://clinicaltrials.gov/ct2/show/ |, ,. . Clinical trial (DB) . .
(NCT03323749) NCT03323749 Mitochondrial Myopathy Phase 3 Stealth BioTherapeutics Inc USA
Elamipretide (MTP-131) https://clinicaltrials.gov/ct2/show/ Clinical trial (DB) : .
(NCT02693119) NCT02693119 LHON Phase 2 Stealth BioTherapeutics Inc USA
KH176 https://www.clinicaltrials.gov/ct2/s Clinical trial (DB) .
(NCT02909400) how/NCT02909400 MELAS, MIDD etc Phase 2 (Completed) | nondrion BV Netherlands
GS010 (rAAV2/2-ND4) France
(NCT02064569) USA
(NCT02652767) https://clinicaltrials.gov/ct2/result LHON Clinical trial (DB) GenSight Biologics German
(NCT02652780) s?term=GS010&Search=Search Phase 1/2/3 g g Ital v
(NCT03293524) UKV
(NCT03406104)
Bezafibrate https://www.clinicaltrials.gov/ct2/s |, ,. , Clinical study _ _ ,
(NCT02398201) how/NCT02398201 Mitochondrial Myopathy Phase 2 (Completed) Newcastle—upon—Tyne Hospitals NHS Trust UK
scAAV2-P1ND4v2 https://www.clinicaltrials.gov/ct2/s Clinical study . . .
(NCT02161380) how/NCT02161380 LHON Phase 1 University of Miami USA
rAAV2-ND4 https://www.clinicaltrials.gov/ct2/s Clinical study : . . .
(NCT03153293) how/NCT03153293 LHON Phase 2/3 Huazhong University of Science and Technology China
Metformin https://clinicaltrials.gov/ct2/show/ |, ,. . . Clinical study . D .
(NCT02500628) NCT02500628 Mitochondrial Disease (He Phase 2 (Completed) Woodinville Psychiatric Associates USA
L-arginine, Citrulline https://www.clinicaltrials.gov/ct2/s |, ,. . . . )
(NCT02809170) how/NCT02809170 Mitochondrial Disease Clinical study Tawam Hospital UAE

Multiple Mitochondrial
Dapagliflozin https://clinicaltrials.gov/ct2/show/ |Dysfunctions Syndrome _ . .
(NCTO01439854) NCT01439854 (Carbohydrate Clinical study (DB) The University of Texas USA

Metabolism)
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Very Long—Chain Acyl-

CoA Dehydrogenase

(VLCAD) Deficiency,

Carnitine

Palmitoyltransferase 2
Triheptanoin https://clinicaltrials.gov/ct2/show/ SI)'ETZh) Djf!cllency, Clinical study (DB) 0 Health and Sci Uni it USA
(NCT01379625) NCTO01379625 rrochondnia . Phase 2 (Completed) regon rieaith and science Lniversity

Trifunctional Protein

(TFP) Deficiency,

Long—Chain 3

HydroxyacylCoA

Dehydrogenase (LCHAD)

Deficiency
Raxone (Idebenone) https://www.clinicaltrials.gov/ct2/s LHON Clinical trial Santhera Pharmaceuticals USA
(NCT02774005) how/NCT02774005 Phase 4 EU
Idebenone https://clinicaltrials.gov/ct2/show/ Clinical study (DB) . . )
(NCT00887562) NCT00887562 MELAS Phase 2 (Completed) | C°lumPia University USA
KL1333 https://www.clinicaltrials.gov/ct2/s MELAhS drial Clinical trial Yuneiin Ph K
(NCT03056209) how/NCT03056209 rrochondna Phase 1 (Completed) unelin Fharm orea

Respiratory Chain
Coenzyme Q10 https://www.clinicaltrials.gov/ct2/s Mitochondrial Di Clinical study (DB) Uni ity of Florid USA
(NCT00432744) how/NCT00432744 'tochondnial LIsease  |phase 3 (Completed) niversity of orda Canada
Nicotinamide Riboside https://www.clinicaltrials.gov/ct2/s |Mitochondrial Disease, Clinical stud Cambridee Uni it UK
(NCT03432871) how/NCT03432871 etc inical study amoridge niversity
BMSC https://clinicaltrials.gov/ct2/show/ Clinical trial USA
(NCT03011541) NCT03011541 LHON, etc Phase 2 MD Stem Cells UAE
Allogeneic HSC https://www.clinicaltrials.gov/ct2/s Clinical study : . .
(NCT02427178) how/NCT02427178 MNGIE Phase 1 Columbia University USA
CD34+ Cells https://www.clinicaltrials.gov/ct2/s Il:l/l?tn |2he;|tlecljD. Clinical study Sheba Medical Cent I |
(NCT03384420) how/NCT03384420 P' ochondrial UISease, - |ppase 1 eba Medical Lenter srae

earson Syndrome

Icatibant (HOE-140) https://www.clinicaltrials.gov/ct2/s gemo;:ilaly:/:i ln:ucjc! | Clinical study (DB) Vanderbilt Uni it USA
(NCT03177798) how/NCT03177798 D?’SZZS‘;:‘ rrochondnal I phase 2 anderbiit Tniversity

KOINOBORI Associates Inc.
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