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Differences in the Human and Mouse Amino-Terminal Leader Peptides
of Ornithine Transcarbamylase Affect Mitochondrial Import and Efficacy
of Adenoviral Vectors Authors:Xuehai Ye, Zimmer Klaus-Peter, Brown
Rebecca, Pabin Carol, Batshaw Mark L, Wilson James M, Robinson
Michael B Publication data:HUMAN GENE THERAPY, 20010610 &
CONFERENCE ON CHANGING THE FACE OF MODERN MEDICINE -
STEM CELLS AND GENE THERAPY; FLORENCE, ITALY; OCTOBER
18 -21, 2016 Source info:Vol: 12, Nr: 9, Page(s): 1035 - 1046

Acute treatment of hyperammonemia by continuous renal replacement
therapy in a newborn patient with ornithine transcarbamylase deficiency
Authors:Hyo Jeong Kim, Park Se Jin, In Kook, Park, Lee Jin Sung, Sun
Ho, Eun, Kim Ji Hong, Shin Jae II Publication data:Korean Journal of
Pediatrics, 20110101 Source info:Vol: 54, Nr: 10, Page(s): 425

High guanine and cytosine content increases mMRNA levels in
mammalian cells Authors:Grzegorz Kudla, Leszek Lipinski, Fanny Caffin,
Aleksandra Helwak, Maciej Zylicz Publication data:PLOS Biology,
20060601 Public Library of Science, United States Source info:Vol: 4, Nr:
6, Page(s): 933 - 942

Preclinical evaluation of a clinical candidate AAV8 vector for ornithine
transcarbamylase (OTC) deficiency reveals functional enzyme from each
persisting vector genome Authors: Lili Wang, Hiroki Morizono, Jianping
Lin, Peter Bell, David Jones, Deirdre McMenamin, Hongwei Yu, Mark L
Batshaw, James M Wilson Publication data:Molecular Genetics and
Metabolism, 20111031 Academic Press, AMSTERDAM, NL Source
info:Vol: 105, Nr: 2, Page(s): 203 - 211

Hepatocellular carcinoma in a research subject with ornithine
transcarbamylase deficiency Authors:James M Wilson, Oleg A
Shchelochkov, Renata C Gallagher, Mark L Batshaw Publication
data:Molecular Genetics and Metabolism, 20111025 Academic Press,
AMSTERDAM, NL Source info:Vol: 105, Nr: 2, Page(s): 263 - 265




137: Neonatal Gene Therapy for OTC Deficiency Authors:Lili Wang
Morizono Hiroki, Lin Jianping, Bell Peter, Mcmenamin Deirdre, Yu
Hongwei, Batshaw Mark L, Wilson James M Publication data:Molecular
therapy : the journal of the American Society of Gene Therapy; 15th
Annual Meeting of the American-Society-of-Gene-and-Cell-Therapy
(ASGCT), 20120501; 20120516 - 20120519 Academic Press ; Nature
Publishing Group, US; Philadelphia, PA, USA Source info:Page(s): S56

Systematic Evaluation of AAV Vectors for Liver directed Gene Transfer
in Murine Models Authors:Lili Wang, Wang Huan, Bell Peter, Mccarter
Robert J, He Jianping, Calcedo Roberto, Vandenberghe Luk H, Morizono
Hiroki, Batshaw Mark L, Wilson James M Publication data:Molecular
Therapy, 20100101 No longer published by Elsevier Source info:Vol: 18,
Nr: 1, Page(s): 118 - 125

Sustained correction of OTC deficiency in spf ash mice using optimized
self-complementary AAV2/8 vectors Authors:Wang L, Wang H, Morizono
H, Bell P, Jones D, Lin J, Mcmenamin D, Yu H, Batshaw M L, Wilson J M
Publication data:Gene Therapy, 20120401 Macmillan Press Ltd Source
info:Vol: 19, Nr: 4, Page(s): 404 - 41

AAV2/8-mediated Correction of OTC Deficiency Is Robust in Adult but
Not Neonatal Spfash Mice Authors:Sharon C Cunningham, Afroditi
Spinoulas, Kevin H Carpenter, Bridget Wilcken, Philip W Kuchel, lan E
Alexander Publication data:Molecular Therapy, 20090801 No longer
published by Elsevier Source info:Vol: 17, Nr: 8, Page(s): 1340 - 1346

Long-Term Correction of Ammonia Metabolism and Prolonged Survival
in Ornithine Transcarbamylase-Deficient Mice Following Liver-Directed
Treatment with Adeno-associated Viral Vectors Authors:Moscioni,
Morizono D, McCarter H, Stern R J, Cabrera-Luque A, Hoang J,
Sanmiguel A, Wu J, Bell D, Gao P, Raper G P, Wilson S E, Batshaw J
M, M L Publication data:Molecular therapy : the journal of the American
Society of Gene Therapy, 20060701 Academic Press ; Nature Publishing
Group, US Source info:Vol: 14, Nr: 1, Page(s): 25 - 33
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Nirav Malani, Mengxin Li, Troy Brady, Jun Xie, Peter Bell, Shaoyong Li,
Haven Jones, James M Wilson, Terence R Flotte, Frederic D Bushman,
Guangping Gao Publication data:Human Gene Therapy, 20130501 Mary
Ann Liebert Source info:Vol: 24, Nr: 5, Page(s): 520 - 525

Paternal transmission and slow elimination of mutant alleles associated
with late-onset ornithine transcarbamylase deficiency in male patients
Authors:Sanae Numata, Eimei Harada, Yasuki Maeno, Isao Ueki, Yoriko
Watanabe, Chieko Fuijii, Takashi Yanagawa, Satoshi Takenaka, Toshiro
Inoue, Shinkai Inoue, Terufumi Goushi, Tsutomu Yasutake, Toshihiko
Mizuta, Makoto Yoshino Publication data:Journal of Human Genetics,
20071120 Springer-Verlag, To Source info:Vol: 53, Nr: 1, Page(s): 10 -
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Mutations and polymorphisms in the human ornithine transcarbamylase (
OTC ) gene Authors:Saori Yamaguchi, Lisa L Brailey, Hiroki Morizono,
Allen E Bale, Mendel Tuchman Publication data;Human Mutation,
20060701 Wiley-Liss Source info:Vol: 27, Nr: 7, Page(s): 626 - 632




161-P: Novel OTC gene deletion and somatic mosaicism in a boy with
late onset OTC deficiency and early liver cirrhosis Authors: Spada
Morrone A M, Bisanzi S, Peduto A, Merlino S, Roasio L, Gennari F,
Zammarchi E Publication data:JOURNAL OF INHERITED METABOLIC
DISEASE; IX International Congress on Inborn Errors of Metabolism,
20030901; 20030902 - 20030906 KLUWER, DORDRECHT, NL;
Brisbane, Australia Source info:Page(s): 8

HUGO A. BARRERA SALDANA*, ESTUARDO AGUILAR CORDOVA
«Efecto de pre-inmunizacién con vectores adenovirales sobre la efectivi-
dad terapéutica y la toxicidad de la terapia génica antitumoral», 2003
http://www.redalyc.org/pdf/402/40260409.pdf
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EPODOC SS Status Results Query

1 36 ORNIT[I,HIJN+ 2D TRANSCARBAMI[I,Y]LAS+
2 467 OTC OR HOTC
3 478 10R2
4 1.805 ADENOVIRAL+ 2D VECTOR+
5 3.157 AAV+ OR RAAV
6 4956 40R5
7 0 ADENOASOCIA+ 2D VECTOR+
8 0 3ANDG6
9 234.722 RECOMBINANT+ OR OPTIMIZED+
10 10 3ANDS
11 90.344.472 PD<20140309
12 2 10AND 11
13 21 1AND 11
14 8.573 OC OR HOCT
15 8.609 10R14
SEQIDNO: 3
Sequences producing significant alignments:
Select: All None Selected:0
T Alignments o
PREDICTED: Seriola lalandi dorsalis ornithine carbamoyltransferase (ofc), mRNA 276 276 82% 1e-69 V3% XM 023415787.1
PREDICTED: Seriola dumerili ornithine carbamoyltransferase (ote), mRMNA, 254 254 82% 6Ge-63 T2% XM 022740620.1
PREDICTED: Nothobranchius furzeri arnithine carbarmaoyltransferase (otc) transcript variant X2 mRNA 193 193 74% le-44 72% XM 0158662121
PREDICTED: Mothobranchius furzeri ornithine carbamoyltransferase (otc), transcript variant X1, mRNA 193 193 T74% 1e-44 72% XM 0150662101

SEQ ID NO: 4



Sequences producing significant alignments:
Select All None Selected:0

i1 Alignments o
Description STE:; ;:D;i ?;fg vallzue Ident Accession
] PREDICTED: Panthera pardus ornithine carbamayliransferase (OTC), mRNA 606 606 99% d4e-169 77% XM 0194172341
(] PREDICTED: Panthera tigris altaica ornithine carbamoyltransferase (OTC), mRNA 601 601 99% 2e-167 7T7% XM 0070854752
(O] PREDICTED: Rhinclophus sinicus omithine carbamoyltransferase (OTC), mRNA 592 592 99% 1e-164 77% XM 0187478551
[ PREDICTED: Equus asinus ornithing carbameyliransferase (OTC), transcript variant X1,_mRNA 568 568 99% 2e-157 TE% XM 0143530491
L] PREDICTED: Equus caballus ornithine carbamoyliransferase (OTC), franscript variant X1, mRNA 551 EB51  99% 2e-152 T6% XM 0014837506
[J PREDICTED: Equus przewalskii omithine carbamoyltransferase (OTC), transcript variant X1, mRNA 561 551 99% 2e-152 76% XM 0085378541
[J PREDICTED: Equus asinus ornithing carbameyliransferase (OTC), transcript variant X2 _mRMNA 545 545 92% Be-151 TT7% XM 0143530501
(] PREDICTED: Equus caballus ornithine carbamoyliransferase (OTC), franscript variant X4, mRNA 529 529 92% 9e-146 T6% XM 023633821.1
[] PREDICTED: Equus caballus ornithine carbamoyliransferase (OTC), transcript variant X3, mBMNA 529  E29  92% 9e-146 TE% XM 0236335201
[ PREDICTED: Equus przewalskii omithine carbamoyltransferase (OTC), transcript variant X2, mRNA 529 529 92% Se-146 TE% XM 0085375551
] PREDICTED: Miniopterus natalensis ornithine carbamoyltransferase (OTC), mRNA 492 492 99% 1e-134 75% XM 0161970491
(] PREDICTED: Equus caballus orithine carbamoyliransferase (OTC), ranscript variant X2,_mRNA 442 442 T7% 1e-119 TE% XM 0236335191
(O] PREDICTED: Mothobranchius furzeri ornithine carbamoyliransferase (otc), transcript variant X2, mRNA 159 159 74%  1e-34 71% XM 0159662121
[J PREDICTED: Mothobranchius furzeri omnithine carbamoyliransferase (ofc), franscript variant X1, mRNA 159 159  74% 1e-34 71% XM 0159662101
SEQ ID NO: 5
Sequences producing significant alignments:
Select: All None Selected:0
11 Alignments O
Description ST:’:; ;D;i il;fg vallzue Ident Accession

[[J PRELICTED: Salvelinus alpinus arnithine carbamayliransferase (otc), mRNA 340 340 T4% 4e-89 T5% XM 0240087651
[] PREDICTED: Salmo salar ornithine carbamoyltransferase (otc), mRMNA 340 340 74% 4e-89 TH% XM 0141742031
[ Salmo salar clone ssal-evd-526-082 Omithine carbamoyliransferase, mitochondrial precursor putative mf 340 340 74% 4e-89 75% BT050289.2

[J PREDICTED: Oncorhynchus tshawytscha omithine carbamoyifransferase (otc), mRMA 329 329 V4% 9e-86 T4% XM 0244087281
[[J PREDICTED: Cncorhynchus kisutch omithine carbamoyliransferase (otc), mRNA 324 324 T4%  de-84 T4% XM 020460424 1
[[J PREDICTED: Clupea harengus omithine carbameoyliransferase,_mitochondrial-like (LOC105911450), mR 291 291  71% 4de-74 74% XM 0128402451
[J PREDICTED: Clupea harengus omithine carbamaoyliransferase,_mitochondrial-like (LOC105911459), mR 202 202 28% 2e-47 79% XM 0128402551
[ PREDICTED: Astyanax mexicanus ornithine carbamoyltransferase (otc), mRMA 193 193 83% 1le-44 T1% XM 0226656621
[J Chromatiaceae bacterium 2141 TSTBD.0c.01a, complete genome 621 621 3% 4e-05 95% CPO19936.1

SEQ ID NO: 8




Sequences preducing significant alignments:
Select: All None Selected:0

i1 Alignments Fo
Description sr::dg:{e ;:i il;fg vallzue Ident Accession
[l PREDICTED: Panthera pardus ornithine carbamaoyltransferase (OTC), mRNA 612 612 99% Be-171 T77% XM 019417234 1
[l PREDICTED: Panthera tigris altaica ornithine carbamaoyltransferase (OTC), mBNA, 606 606 99% de-169 T7% XM 0070854752
[ PREDICTED: Rhinolophus sinicus omithing carbamoyltransferase (OTC), mRNA 597 E97  99% Ze-166 TT7% XM 0197478551
] PREDICTED: Equus asinus ornithine carbamoyltransferase (OTC), franscript variant X1, mRMNA 573 573 99% d4e-159 T6% XM 01435304891
|| PREDICTED: Equus caballus ornithine carbamoyltransferase {COTC), franscript variant X1. mRNA 556 556 99% de-154 TB% XM 0014837506
L) PREDICTED: Equus preewalskii ornithine carbamoyltransferase (OTC), transcript variant X1, mRNA 556 556  99% de-154 TE% XM 0085378541
L] PREDICTED: Equus asinus ornithine carbamoyltransferase (OTC), transcript variant X2 _mRMNA 551  EB51  92% Ze-152 TT7% XM 0143530501
[l PREDICTED: Equus caballus ornithine carbamoyltransferase (OTC), transcript variant X4 _mBRMA 534 B34 92% Z2e-147 TE% XM 0236338211
[C] PREDICTED: Equus caballus ornithine carbamoyliransferase (OTC), franscript variant X3_mRNA 534 B34 92% 2e-147 TT7% XMW 0236338201
[C] PREDICTED: Equus przewalskii omnithine carbamoyliransferase (OTC), iranscript variant X2, mRNA 534 534 92% 2e-147 TT7% XM 0085378551
) PREDICTED: Miniopterus natalensis ornithine carbamoyltransferase (OTC), mRNA 497 497 99% 2e-136 TE5% XM 0161970491
) PREDICTED: Equus caballus ornithine carbamoyliransferase (QTC), franscript variant X2, mRNA 448 448 T7% 2e-121 T7% XM 0236338191
[] PREDICTED: Nothobranchius furzeri omnithine carbamoyliransferase (otc),_transcript variant X2, mRNA 165 165  74% 3e-36 71% XM 0159662121
[[] PREDICTED: Mothobranchius furzeri ornithine carbamoyliransferase (otc), transcript variant X1, mRNA 166 165 74% 3e-36 71% XM 0159662101
SEQ ID NO: 9
Sequences producing significant alignments:
Select. All None Selected:0
i1 Alignments Fo
Description Sn:g:; ;:D;?; ?;:g vallzue Ident Accession

[J PREDICTED: Salvelinus alpinus ornithine carbamoyltransferass (otc), mRNA M6 316 69% Te-82 To% XM 0240087651
] PREDICTED: Salmo salar ornithine carbamoyliransferase (otc), mRNA 316 316 69% Te-82 T5% X 0141742031
[J Salmo salar clone ssal-evd-526-082 Omithine carbamoyliransferase, mitochondrial precursor putative mF 316 316 69% 7e-82 75% BT050280.2

[[] PREDICTED: Clupea harengus omithine carbamoyliransferase,_mitochondrial-like (LOC1059114500, mR. 307 307  71% 4e-79 T74% XM 0128402461
L] PREDICTED: Cncorhynchus tshawytscha ormithine carbamoyliransferase (ofc), mRNA 305 305 69% 2e-78 T4% X\ 0244097251
[ PREDICTED: Cncorhynchus kisutch omithine carbamoyliransferase (otc), mRMNA 300 300 69% Ve-77 T4% XM 02045604241
[J PREDICTED: Clupea harengus omithine carbamoyliransferase, mitochondrial-like (LOC105811450), mR 236 2356  28% 2e-57 81% XM 0122402551
[ PREDICTED: Astyanax mexicanus ornithine carbamoyltransferase (ofc), mRENA 189 189 74% 2e-43 T1% XM 0226656651
) Anthracocystis flocculosa PF-1 hypothetical protein partial mRNA 132 132 25% 3e-26 7E% Xw 0073500301
|| Trichosporon asahii var. asahii CBS 2479 omithine carbamoylfransferase partial mRMA 126 128 20% 4de-25 T8% XM 0143273761
[J Chromatiaceae bacterium 2141T.5TBD.0c.01a, complete genome 621 621 3% 4e-05 95% CP019936.1




