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ID XMRESB W4 R i AR Y — KA
NCT00004770 | Mitochondrial disorders Tichtic acids open pilot NCRR 2000 Feb 2005 Jun
NCT00068913 MELAS dichroloacetate RCT 2 NICHD 2000 Mar 2005 stop
NCT00060515 | Mitochondrial disorders acetyl-urdine open 1 Repligen Corporation 2003 May 2005 Aug
NCT00327756 Bipolar Coenzyme Q10 RCT 2 NIMH 2006 May 2009 May
NCTO00432744 | Mitochondrial disorders Coenzyme Q10 RCT 3 Florida University 2007 Jan 2009 May
NCT00528151 LOHN curcumine RCT 3 Mabhidol University 2005 May 2009 Dec
NCTO00747487 LOHN Idebenone RCT 2 Santhera Pharmaceuticals 2007 Nov 2008 Dec
NCT00887562 MELAS Idebenone RCT 2 Santhera Pharmaceuticals 2009 Apr 2013 Feb
NCT01495715 LOHN Idebenone RCT 3 Santhera Pharmaceuticals 2011 Dec stop
NCT00719706 | Mitochondrial disorders Acitj:;?g’;g'gsr Tl ReT | 2 Stanley Medical Research Institute 2008 Aug 2010 Aug
NCT00328159 | Fatty acids abnormality O&?éciﬁgfgfgd RCT | Pilot Hopitaux de Paris 2006 May 2011 Feb
NCTO01074359 | Neuro-muscular disorders Tochopherol RCT 2 Pennwest Pharmaceuticals Co. 2010 Feb 2011 Apr
NCT01642056 | Mitochondrial disorders EPI-743 RCT 1/2 NHGRI 2012July 2015 Sep
NCTO01721733 Leigh EPI-743 RCT 2 NHGRI 2012 Nov 2013 Jun
NCTO01370447 | Mitochondrial disorders EPI-743 open 1/2 NHGRI 2012 Jun 2015 Sep
NCT01603446 MELAS arginine open 2 Toronto children’s hospital 2012 May 2013 Mar
NCT01339494 MELAS Arginine+citrulline | open 1/2 Texas children’s hospital 2009 Jul 2012 Jun
NCTO02255422 | Mitochondrial myopathy RTA408 RCT 2 Reata Pharmaceuticals, Inc 2015 April 2016 June
NCT02367014 | Mitochondrial myopathy MTP-131 RCT 2 Stealth BioTherapeutics Inc. 2015 Feb 2016 April
NCT02398201 | Mitochondrial myopathy Bezafibrate open 2 Newcastle-upon-Tyne Hospitals NHS Trust 2015 Sep 2016 July
NCT02544217 | MELAS, Leigh, LHON KH-176 RCT 1 Drug Research Unit Ghent, Belgium 2015 May 2016 July
NCT02652767 LHON GS010 RCT 3 GenSight Biologics 2016 Jan 2018 Jan
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ID HREE Eh4 fiz3k 8 AR H— HARE
MELAS
NCT01642056 | (acute | Arginine | Open 3 MHLW/IMACCT | 2008July
2012 Sep
phase)
MELAS
NCT01642057 | (interictal | Arginine | Open 3 MHLW/IMACCT | 2008July
2012 Sep
phase)
: ) Dainippon :
NCT01721733 Leigh EPI-743 Open 2 Sumitomo Co. Ongoing
MELAS .
UMINO00010783| (interictal | EPI-743 Open |ERERTAZR E it Ongoing
H—
phase)
MELAS
UMINO00011908| (interictal Taurine Open 2/3 MHLW/AMED Ongoing
phase)
NCT01603446 MRCD 5ALA/Fe RCT 2/3 JMACCT Ongoing
JMA-11A00093 BlEEAsY Pyruvate RCT 2 MHLW/AMED | Preparation

MELA
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Suzuki, T, et al. 2002 EMBO J 21 (23):6581-6589
Yasukawa, T, et al. 2002 Mitochondrion 2 (1-2): 129-141
Kirino, Y, et al. PNAS 101 (42):15070-15075

Kirino, Y, et al. 2005 PNAS 102 (20):7127-7132

A .. .
C— Kirino, Y, et al. 2005 RNA Biology 2 (2):41-44
E-E Yasukawa, T, et al. 2005 FEBS Letters 579 (13):2948-2952
A Uyyoyct iy

b}

tRMNAL=

|

Pl
11l

G

=
%

uuu

Spec

ific defect in translation

of UG- rich gene

i Overall defect of whole
i Mt translation




I8 B (Item)

FRFAERE

BIRBIEHERE 4.

o o

30') RN IR E

FE{fi (Assessment)
H A& EE(Japanese) FEE(English)
AL 100%L AR5 —2 (FF
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W SraURYTREED B RE

|
L I —
MELASTId. #RDEBIAELMEEKIZE LY RRAICERT TS
( Table 1l Baseline characteristics and follow-up data for patients with MELAS and carrier relatives® W Kanmann P et a.l
Gender Age, y mizaafiz)r:i/i;mutam Follow-up, y Age atdeath, y NeU rOIOgy 77 : 1986'1971,
i i % M[52% +15(4-61) + 21 (1-65) 8+ 22(0.25-9) 5+19(10-82)

:laggsts(:r:gz) 48% M/52% F 30 +15(4-61 26 + 21 (1-65 3.8+ 22(0.25-9 (?]4:521)19 10-82 2011

Carrierrelatives 28% M[72%F 38=+17(4-76) 19 +16(0-62) 55+ 3(0.7-10.5) NA (deaths not related

(n =54) to MELAS; n = 3)

Abbreviations: MELAS = mitochondrial encephalomyopathy, lactic acidosis, and stroke-like episodes; NA = not
@ Data are mean + SD (range).
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Tanaka M, et al. Mitochondrion 7:399-403, 2007
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