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Our collaborative research group performed studies using disease-specific iPS cells to elucidate
the pathologies of refractory blood and immunological diseases and to develop new treatments.
In close collaboration with top-level physician-scientists in Japan, we established iPS cells from
52 cases with 25 refractory diseases and conducted studies on individual disease mechanisms
using iPS cell-derived blood cells.

CINCA syndrome is an IL-1b-driven autoinflammatory disorder caused mainly by mutations in
the gene encoding NLRP3. We first confirmed in vitro abnormal IL-1b secretion from disease-iPS
cell-derived macrophages in response to LPS treatment, as was determined also in
patient-derived primary cells. In accordance with that in vitro phenotype-dependent diagnosis
system, we first identified and reported somatic NLRC4 mutation as a novel cause of NLRP3
mutation-negative patients.

By using iPS cells from patients with Blau syndrome, we identified an upstream signal that
causes disease-associated proinflammatory phenotype. We also recapitulated bone marrow
failure of Fanconi anemia, and identified a putative responsible progenitor fraction for the
phenotype.

RALD, characterized by oncogenic RAS mutations in peripheral mononuclear cells, is a chronic
autoimmune disease condition that shares clinical and laboratory features with JMML/CMML,
which indicate its stem cell origin. We screened 906 chemical molecules to ascertain whether any
could cancel the RAS activation signature in mutant cells, and obtained several candidate
compounds.

Our accomplishments across several diseases have been accepted and we have already
published nine papers. After the end of the grant term, we will continue to pursue studies that
build on our work to date, in order to extend the possibilities for disease investigation using iPS

cell technologies.
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CONGENITAL NEUTROPENIA WITH HAX1 GENE DEFICIENCY. 10th Annual Meeting of International
Society for Stem Cell Research (ISSCR), Junel3-16, 2012, Pacifico Yokohama, Yokohama, Japan.
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Health Professionals (ARHP) annual meeting 2014 November 14 — 19, 2014, Boston Convention
and Exhibition Center (USA), M

Nishinaka Yoko, Akira Niwa, Mitsujiro Osawa,, Akira Watanabe, Tatsutoshi Nakahata,, Megumu
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Shigehru Oh, Akira Niwa, Megumu K.Saito, Tatsutoshi Nakahata: Modeling Chediak-Higashi

syndrome using patient’ s specific iPS cells. The 11th Asian society for pediatric research
(ASPR2015), April 15 - 18, 2015 Osaka International Convention Center

KHEFE, FRRRA., TIEEEZ. 7588  Efficient methods for inducing vascular endothelial cells
from pluripotent stem cells. %5 14 Al AARF/AERERERME 201643 4 19-21 A (19 A)
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Tto M. N., Murakami M., Saito M., Niwa A., Osawa M., Nakahata T., Nishimoto N.: Monocytes
differentiated from iPS cells derived from rheumatoid arthritis patients express more M—CSF
receptor together with RANK than those from healthy donors resulting in the accelerated
osteoclastgenesis. EULAR 2015 Annual Meeting. 2015/6/10-13, Rome, Italy

Niwa Akira, Saito Megumu, Nakahata Tatsutoshi; PSC-Derived hematopoietic cells as a new

tool for exploring leukemia pathogenesis. (poster) ISSCR 2015 Annual Meeting
2015/6/24-27(24) Stockholmsmissan Exhibition and Convention Center (Stockholm, Sweden)
Shoji Emi, Sakurai Hidetoshi, Nishino Tokiko, Nakahata Tatsutoshi, Heike Toshio, Awaya

Tomonari, Fujii Nobuharu, Manabe Yasuko, Matsuo Masafumi, Sehara—-Fujisawa Aatsuko; The
early pathogenesis of duchenne muscular dystrophy exhibited with patient—derived human
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Tatsutoshi, Saito Megumu K. ; The contribution of metabolites of the TCA cycle to maintenance
of pluripotent stem cells. (poster)  ISSCR 2015 Annual Meeting 2015/6/24-27(25)
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Exploring the pathogenesis of transient my—exploliferative disorder using iPSCs. (poster)
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Meeting of the AMERICAN SOCIETY of HEMATOLOGY, December 5-8, 2015, Orange Country Convention

Center (San Francisco) (Poster, December 7, 2015)

i T

1.

YRR 1PS MR A W7o iR B ooy ie g, e, ZERE, 2 17 BNkt X ) —,
2013/04/06, [EN

iPS i Z VN2 B CRIEMIR B OMEITICOWT, AEE, B, 5 7TRIEAY v~F %A
2 - iiES, 2013/04/18, [EWN

PR IPS Mz v B ORIEME R OREMYT, D8H, 75, 10th Bloodmaster,
2013/06/29, [EN

PR IPS MG 2 T N B O R REMRAT, D 8H, ZEREE, sUR/NEBZREATHRE I J—2013,
2013/11/06, [EN

PEERIPS M & I T K - e R O TR REMAEAT, MEH, ZEEEE, SRERFRAY iPS Hifln AR L
TR RERRE - AISEBES & X J—, 2013/11/25, [EN

PEER iPS i & O TR BE AT & AIBE O A, NEH, ZEERE, %4 BIA7 Y —= 0 TR,
2013/11/29, [EWN

Disease—specific iPS cells derived from patients with hematological and immunological

disorders, MBH, Megumu K. Saito, CiRA symposium, 2014/01/18, EWN

/A
e

=t

18



10.

11.

12.

13.

14.

15.

16.

17.

18.

19.

20.
21.

22.

23.

24.

25.

26.

27.

28.

29.

PR FR 1PS HERE 2 FAVN 72 MR S IR FR O REFRAT, HIBH, ZERRM, 5 13 [8l B AP EER PERE,
2014/03/05, [EN

iPS MR FEDBLRIZ DUV T, ABH, ZEREE, AA QA#FsEs, 2014/03/19, EWN

PRHRFRR iPS Mlla% - S RBOMITIC oW, NBE, ZEE, KRV v~FHhr 77
LA, 2014/04/19, [EWN

BB P SHlaA AWk - S B OREBMAT, NEH, ZEEEE, % 5 B/NERIENER,
2014/06/21, [EN

PEEBRFRA 1PS Mz W7o S B IR BMAEAT, NER, ZEEEE, 25 6 MIRIEMGRE & 5hE
ZEEDHLS, 2014/06/26, ENAN

PRBRFEEY IPS MM A W BRI ONNRBRENT, NBE, ZEAREM, BRI E X,
2014/09/12, [EN

FAEERM iPS MilRA Ny 7O RFP—VU 27— MZOWT, O8H, ZEHENE, A AR EY
=52y, 2014/11/28, EW

PR P Sl E F 7o kR B oS RefRdT, NBE, Z5EEN, RUOKWBE iPS Ml - FAR RIS
£, 2015/01/30, [EHN

iPS HIRABFZE DRI DN T, MBH, ZEREIRE, NS 71— 7 YRk 27 45 1 A BEEE R R E BRI & <
J—, 2015/01/31, [EHN

PEEBRFRAY 1PS Ml 2 JH 72 P B SR REMRNT, NEH, ZEAEE, 5 14 [0 A AFAER TS
£, 2015/03/19, [EWN

Modeling Human Neurological Disorders with Induced Pluripotent Stem Cells, H8H, Megumu
K. Saito, 13th Asian and Oceania Congress of Child Neurology, 2015/05/16, [E#

CAPS DGR & FABFFRA) iPS Mifaz F W - RReffFse, Noe, Z5AEE, %5 114 [0 B R RS
T4, 2015/05/29, EWN

CAPS @ iPS AfFZEIZD\NC, HEH, Z5AEIE, %5 3 [a] CAPS ﬁ;ﬁ@ £ 2015/07/25, [EWN

iPS HifE 2 A2 ML AR O REMAFAT, D, ZEEEME, 25 26 [l RIS & SR B A ERIIES,
2015/09/01, [EN

FAEERM iPS fMlaA k> 70 FF—@RPEEICOWT, A8, ZHEEE, v¥=27 F)—H%A
T REE: 2015/09/05, [EAN

iPS Ml 2 I 7o e AT DRk 2, ABH, Zeil, /NRY v~ F %, 2015/10/10, EA

iPS MR K D/ NG R B ONRREMRNT, NER, Zail, R, 2015/10/22, EN

iPS MR &2 7o iR R B O RIS IS T o FgE, nEE, 2SR, Al ART U A,
2015/12/14, [EWN

iPS MRz W MEBOREBET Y 7, ME, ZEEE, M7 21 %8s, 2016/01/19,
EH

iPS ez H e B ORERBMEOTUR & B, NeE, 2N, %9 BH CRIAERBES,
2016/02/06, [EN

MiEFEE iPS MIEET L LA, MEE, Z5ERE, %5 15 B AFAEEESRS, 2016/03/17,
EH

iPS flfaz W2 AFZEDBURIZOWT, REE, Z5AEH, ENRPTRERTIEER - BRIRDTJEHEE a0
#, 2016/03/25, EWN

rb>

ip



30. iPS #ilaxE & B2 B CRIEMEE B OEREMENT, NEE, ZEERE, % 60 RHAKY Uv~vIFEaiR

31.

s/ l‘/

FTEES, 2016/04/21, [EWN
Defined laminin matrices % FH\ 7z ZHEMEERMIED D O IME N MR b, D8, ZEERE, ~
U7 V=28 (=o8 ) FMBFEEM BRGLE T AR T U A, 2016/06/02, [EWN

32. Monocytic cell lines established from patient specific iPS cells serve a versatile

platform for phenotype-based compound screening, H8H, Megumu Saito, I —nr v/ NI U<
T4y, 2016/06/10, [E4H

33. B iPS Mgz o Mg - S BN O RRARAT & AR~ 72T ZE, DEH, ZREEE, A%

JE « FAEESRS, 2016/06/16, [EN

34. HORIEMEE D iPS Mz -, D8E, ZHEEl, B ARIE - B4AKE%S, 2016/06/17,

E

35. iPS Ml Z Nz Se KM R B OMENTICOWT, OUE, BRI, &5 14 [5] iPS Mija - HAE 2

F7e4, 2016/07/01, EWN

36. Decoding the pathophysiology of immunological disorders using human iPS cells, H 8,

37.

38.

Megumu K. Saito, JAPAN-SPAIN JOINT WORKSHOP ON NANOMEDICINE RESEARCH, 2016/12/01,
4t

PRABRFRAY 1PS fﬂiﬁ”*ﬁi@f_&)@ BB EEICOWT, N8, ZERE, Uik FERRTA
B AR T T A THHE « FEREE ORI & fERkolaRIZmT T, 2017/01/07, EXN
iPS fﬁﬂiﬂ@@@%ﬁi\ﬁﬁ«rﬁcﬂ:lﬂu@@%w:ou\f, HEH, ZEAE, mCERALSLIR b =il s,
2017/01/24, EWN

39. YR HEEFEAY iPS Ml 2 FV 2 B O RIEMR B OJREEMNT & Al IC AT 727 7 a—F, OEE, Ik

==

—_

H, BERZEIaT I Ao 22— R A, 2017/02/11, EHAN

==

CBARME DR BIEBNZ T D NGS &2 Wl InF#ElT, WA X —, HHER, NS Lo 5 2 [

WHoes, PRk 24 45 A, [EHN

.Efficient human iPS cells induction using MAPK inhibitors, 7~ A # —, Hidaka Yokota,

Yoshinori Yoshida, Misato Nishikawa, Akiko Oishi, Ikue Takei, Shinya Yamanaka, ISSCR 10th
Annual Meeting, Rk 24 456 H, EHE

. Comparison of hematopoietic differentiation efficiency among many iPS cell lines, &8 A %

—, Masatoshi Nishizawa, Kazuhisa Chonabayashi, Akiko Oishi, Tkue Takei, Misato Nishikawa,

Akifumi Takaori—-Kondo, Shinya Yamanaka, and Yoshinori Yoshida, ISSCR 11th Annual Meeting,
Fopk 25 46 H, [EEE

. Comprehensive comparison of gene expression, genomic DNA methylation, and in vitro

hematopoietic differentiation among many human iPS and ES cell lines, ;s A #Z—, Masatoshi

Nishizawa, Yoshinori Yoshida, Kazuhisa Chonabayashi, Akiko Oishi, Ikue Takei, Misato

Nishikawa, Yoko Morioka, Akifumi Takaori—Kondo, and Shinya Yamanaka, 55th ASH Annual Meeting
and Exposition, Y% 25 4F 12 A, [EEE

.Search for Pathogenesis of Acquired Myelodysplastic Syndromes using Reprogramming

Technology. AN A % —, Chonabayashi, K., Kawahara, M., Watanabe, A., Okita, K., Nishizawa,

20




M., Takaori—Kondo, A., Yamanaka, S., and Yoshida, Y. ISSCR 11th Annual Meeting, gk 25
F6H, HER

6.Differentiation Phase-Dependent Factors Responsible for Variation in Hematopoietic
Differentiation Propensity among Human Pluripotent Stem Cells Revealed by Genome—wide
Analysis of Gene Expression and DNA Methylation. 7N A% —, Nishizawa, M., Chonabayashi,
K., Oishi, A., Takei, I., Nishikawa, M., Takaori—Kondo, A., Yamanaka, S., and Yoshida, Y.
ISSCR 12th Annual Meeting, Wik 26 456 H, [EEE

7.A Novel Purification Method for Cardiomyocytes and Endothelial Cells Derived From Human
Pluripotent Stem Cells Using MicroRNA-responsive Messenger RNA. 7 A ¥ —, Miki, K.,
Takahashi, S., Funakoshi, S., Yamanaka, S., Saito, H., and Yoshida, Y. American Heart
Association Scientific Sessions 2014, EgkK 26 45 11 H, [EFR

8. iPS technology revealed the genetic and functional diversity present in a single MDS patient.
H8H, Chonabayashi, K., Kawahara, M., Watanabe, A., Amano, N., Okita, K., Nishizawa, M.,
Kadowaki, N., Takaori-Kondo, A., Yamanaka, S., and Yoshida, Y. The 76th Annual Meeting of
the Japanese Society of Hematology, A% 26 4F 10 H, [EEE

9. Patient—Specific Induced Pluripotent Stem Cells Recapitulate the Maturation Defect of
Myelodysplastic Syndromes. 78A # —, Chonabayashi, K., Kawahara, M., Okita, K., Nishizawa,
M., Kadowaki, N., Takaori—Kondo, A., Yamanaka, S., and Yoshida, Y. 56th ASH Annual Meeting
and Exposition, Yk 26 4F 12 H, ER

10. Synthetic mRNA switches for detection and purification of cardiomyocytes and endothelial

cells derived from human pluripotent stem cells. ARA X —, Miki, K., Endo, K., Takahashi,
S., Funakoshi, S., Yamanaka, S., Saito, H., and Yoshida, Y. The 18th Takeda Science
Foundation Symposium on Bioscience , SRR 2741 H, EWN

11. Landscape of Transcriptional and Epigenetic Profile and Hematopoietic Differentiation
Capacity of Human Pluripotent Stem Cells. 7R A& —, Nishizawa, M., Nishikawa, M., Takei,
I., Chonabayashi, K., Takaori, A., Yamanaka, S., and Yoshida, Y. The 18th Takeda Science
Foundation Symposium on Bioscience, ¥R 2741 H, EN

12. Efficient detection and purification of cells by synthetic microRNA switches, A H
—, KR, EEEE. SR, AR U R, GRSy, EEER, 9 14 Bl HARA
EREaRs, FR2THE3H, EN

13. Efficient detection and purification of cells by synthetic microRNA switches. EUH, Miki,
K., Endo, K., Takahashi, S., Funakoshi, S., Yamanaka, S., Saito, H. and Yoshida, Y. The
14th Congress of the Japanese Society for Regenerative Medicine £k 27 4E 3 H EWN

14. A novel clinically applicable method for purification of human pluripotent stem cell
derived cells using miRNA responsive synthetic mRNAsS. 7N A % —, Kenji Miki, Kei Endo, Seiya
Takahashi, Shunsuke Funakoshi, Tadashi Takaki, Chikako Okubo, Kenji Osafune, Shinya
Yamanaka, Hirohide Saito and Yoshinori Yoshida, ISSCR 13th Annual Meeting EEK 27 4F 6 H
[l

15. Landscape of Transcriptional and Epigenetic Profile and Hematopoietic Differentiation

Capacity of Human Pluripotent Stem Cells, 7R A #—, Masatoshi Nishizawa, Misato Nishikawa,
21



Tkue Takei, Kazuhisa Chonabayashi, Akifumi Takaori—Kondo, Shinya Yamanaka, and Yoshinori

Yoshida, ISSCR 13th Annual Meeting Yk 27 456 A  [EHEE

16. Efficient detection and purification of cell populations using synthetic microRNA
switches, MBH, HHESR, &5 6[E Molecular Cardiovascular Conference 11 fk 27 429 H
W

17. YA =2 210 $h < R~ FEERFFED) 0 0 < AR O ATREME~, HEA , B EA,
AR TR TERARER R AT~ OB (R0 ORFaERR) TRl 23 45 11 A =N

18. iPS e & FAEESRICOWT, NEE, HHEER, 5 11 [ L OREMER EERS Pk 23 4F
12 4 EAN

19. Analysis of differentiation capacity fromES and iPS cells. H8H, Yoshinori Yoshida, ISCBI
Workshop on the delivery of high quality iPSC resources Yk 24 42 A [EEE

20. A T AN < ARRO~FEMITTE U] 0 H0 < AR O W REME~ PEH B HERL oM UER
FrBEREE THBURER BT~ O P~ R E~O ERMm E GV (RRER TR Pk
24 4F 11 A EW

21. & [ ES/iPS A LB ALREEIZ I 1T D MIakR I o o bda M PE o el figdy, PEH, & HEER
549 B A AR ERRE [BEEy a1 2549 H EN

22. YA T AN 3 < ARRO~ZEBEVFFE T 0 $h < RO FTREME~ DEH 5 ML P REKE
FrREREE TBURER BRI~ O P~ R E~O ERMm E GV (RRRER TR Pk
254F 11 A EW

23. Comparative analysis of differentiation capacity toward the mesodermal cells and

cardiovascular desease research using iPS cells. HUH Yoshinori Yoshida The 7th Takeda

Science Foundation Symposium on PharmaSciences; iPS Cells in Drug Discovery & Development.
Sessionb Cardiac disease ik 2641 H E N

24. PEERCIPS MO 2 1 L7 AISEMFFE D rTREME & B O8H &5 M HREP 2 BGR D SRk 26 4R 9
H EN

25. ZnetEeriiie R LRI % LU lgeRE & R EMFZE~OIGH, REH, EHER, V¥ =
TR =P A= RAT AR T L, R 2TH 2 A EN

26. A new cell purification method for pluripotent stem cell-based regeneration, H ¥,
Yoshinori Yoshida, The 3¢ Munich Conference on Cardiac Development (German Heart Centre
Munich), 2016/06/03, [E4}.

27. iPS MR D LEEEEAM, NBH, #HHIEA, Molecular Cardiovascular Conference II BEL K—
LART L, 2016/09/02, [EN.

28. Epigenetic variation between human inducted pluripotent stem cell lines is an indicator
of differentiation capacity, @~ A ¥ —, Masatoshi Nishizawa, Yoshinori Yoshida, Cell
Symposia:10Years of iPSCs (Claremont Hotel & Spa, Berkeley, CA), 2016/09/26, [E4}.

29. PEEBRARGAKICISS 5 iPS MMM RGIRIG I 72/ %8, MEH, SEEAL, & 10 B A ARRES
Fiiries ENAAEER=EE, 2016/10/30, EHA.

30. iPS—cell derived cardiomyocyte disease modeling, H&H, Yoshinori Yoshida, American

Heart Association Scientific Session 2016 (New Orleans Morial Convention Center),
2016/11/15, [E4+
22



31. iPS Technology Revealed the Genetic and Functional Diversity Present in a Secoundary AML
Patient, N A X —, WELMKF/A, HFHEAR, American Society of Humatology “58™" Annual
Meeting & Exposition” (San Diego Convention Center), 2016/12/05, [E#

32. ZREMERRAEIGD & O LM M LBGATEBVEDBAZE, RBH, HFHER, 5 16 FRUREEE iPS Al
fa - FERESERIES, 2017/01/19, [EA.

Stably Expressed APEX2 Identifies the Integration of iPSC—derived Cardiomyocytes in a Mouse
Model of Myocardial Infarction, A& —, Pliafd, HHIBL, 5 80 [ B AIEERLSF2FIINE
2 iEEEE % —, 2016/03/19, EWN.

Bl EE

1. Honma K, Imai K, Kamae C, Ishida H, ItoY, Kojima S, Yokosuka T, Kanegane H, Morio T, Sasahara
Y, Fujiwara T, Harigae H, Hashii Y, Ohara O, Nonoyama S. Clinical features and immunological
abnormalities of GATA2 deficiency in JAPAN. "R A X —3%Z, 156th Biennial Meeting of the
Furopean Society for Immunodeficiencies (ESID 2012), 2012/10/4, [E4:

2.C. Kamae, N. Nakagawa, H. Sato, K. Honma, N. Mitsuiki3, 4, 0. Ohara, H. Kanegane, S. Pasic,
Q. Pan—Hammarstrom, M. C. van Zelm, T. Morio, K. Imai, S. Nonoyama. Classification of common
variable immunodeficiency by quantification of T cell receptor recombination excision
circles (TREC) and IG kappa—deleting recombination excision circles (KREC). 7N A & —3§
#¢, 15th Biennial Meeting of the European Society for Immunodeficiencies (ESID 2012),
2012/10/5, [E4t

3.K. Imai, Y. Tsujita, K. Mitsui—Sekinaka, N. Mitsuiki, T. Takashima, T. Okano, Y. Aoki, F.
Kimoto, M. Inoue, F. Iwasaki, T. Kaneko, T. Waragai, H. Sano, A. Kikuta, T. Morio, S. Nonoyama.
Hematopoietic stem cell transplantation for the patients with activated PI3K—delta syndrome.
WA K —385%, 15th Biennial Meeting of the European Society for Immunodeficiencies (ESID
2014), 2014/10/29-11/2, [E}+

4.T. Takashima, Y. Tsujita, T.W.Yeh, N. Mitsuiki, H. Kanegane, S Kracker, A.Durandy, S.
Nonoyama, T. Morio, K. Imai. Clinical and immunological features of patients with
gain—of-function PIK3CD mutations in japan. R A X —3%3, 15th Biennial Meeting of the
FEuropean Society for Immunodeficiencies (ESID 2014), 2014/10/29-11/2, E4:

5. Kanako Mitsui—Sekinaka, Kohsuke Imai, Satoshi Okada, and Shigeaki Nonoyama. Activated PI3
Kinase Delta Syndrome (APDS)-like immunodeficiency caused by PTEN mutation. 7" A& —3§

#¢, 17th Biennial Meeting of the European Society for Immunodeficiencies (ESID 2016),
2016/9/22-23, [E4}.

6. Yujin Sekinaka, Noriko Mitsuiki, Kohsuke Imai, Shigeaki Nonoyama. Common variable

immunodeficiency caused by FANC mutations. 7N A X —3%&3%, 17th Biennial Meeting of the
Furopean Society for Immunodeficiencies (ESID 2016), 2016/9/22-23, [E#f.

23



(3) TEER & DR « Hfrahittz ) (x4 20 A

10.

11.

12.

13.

14.

15.

16.

17.

PREERS - EEAEMEMEE R L iPS M. BAESITE 0SS (FAEREMAN., BRIEREGERE.
AR ~E 7 v B o RRIERE - FROR) TBURERERS] 201249 H 8 H &)
A I F R v & —

HUMBER : iPS MDA R KIC S 7 b —/NEEBE A FLIC. 5 16 BEVNEB A OS
201245 H 26 H JiE & R F—/L

HUmEER - EEAMEMIRIRR &IPS AT, FRRIIRBE A B 2 D - BAEDIX I O IE THkE
PR - ERIMERS ] 20124E9 A 8 B &I EHKEMREE Y ¥ —
MRS - NEBBICI T D iPS MlaolS . BT REIKZ HA/NEREREES 201245 12 A
13 B [FAZEFIEPT

HAREER : iPS MO/ NEEHAMER B~ OIGH. RN Z & LR E S 20134 1 H 22
B EIFENLZ C b

BERS « BRE S A BBISIT 5 iPS Ml Z - 2 b OEROATREN:. B IR KRR
BMEIF— 201342 A 15 H EILKRFEFH/NERF

TEEER « iPS MG L DRBET NABINL EAIFE~DORE., ARAA AT 7 T uT7 =y gt
I — R 10 41 iPS Ml EME YV — R5 25 iPS MRAIZEOBLR &3] 2013 45 6 H
19 =7 3ax—v

HUMBERE  iPS HIRABFZEANE) D B RRDEHE. B AP SRARPiEES [Rokita 2 4<
MEFELERO T 0 T 077 20134E8 H 3 B AR H RS

HERREERE - SV I R R RAKES & iPS MR A b v 7 O IGE H OR M. SWELE

T RIS R TS O R HRBE~D AT v 7| kS 2013429 A 28 H  TKP HETH
V77 LA A —

EERR - NRBREBIZIE T S iPS MO ALREOIX A 04 40 JAFEFLEFFE 20134 11 A
16 H FLWET A~ kT v

B - PSR TV BI S D DERR. BPE¥E T +—F L - FKE 2014 2014 4E 3 A 6
H 4 RERSES

RS iPS AN EI D B A% OENR.  Kike—2 UV —2J 76l 201444 H 118 Y
—JaA LR

HEER © iPS MR T B S b DOERR. BARKFEFIMRFGERGES - s (R
2l A HRES)  20144E9 H 26 B BAR KRR IR KA

TG « 7T I T O A, Bio Japan 2015 FfEHE I — (THEEMAND 1 4£T
[FAERILE D Ebotzny (1) ~EEFNOH~]) 2015410 A 14-16 H (16 H) /3
74

IRRIRT Ry 7 AKR—L

HUMBERE « iPS MR A WA th o/ NREERE. 55 19 (8] E XN R 5o SR ARt s
2016422 A 27T H U—HaA YR T VIR 3F BEOM

HUMBERE « iPS MAL O/ NEEEAPER B~ OIGH . [ R N R EE SR - SRS 2016 44 A
10H [y _ryarkvrd—

FHAMEER ¢ iPS AIRAFZE D EcHiTRR. 25 40 [Bl H A/NR R ERS22s 2016 4R 7 4 2 H  ANA 7 7 794
N
TR TIVIEE



18, HmEEEE « WY i T oD 3 MR 38 RLAKGES & Bt o 1PS MAFZE. 26 4 [ IS K 5 A AR %
MR FNES 2016 47 H 24 B KIKEBESHS

19. HHEERR « iPS Mla T &2 W 7= BEE O R REfiEHT & AI#K (Elucidating Intractable Disease
Mechanisms and Conducting Drug Discovery Using iPS Cell Techniques). (&I 3 [#E5H -
A/ VIR BIIED & ORIZE ] 1T858 O x U 2 ) 55 13 [8] DIA HA4MES 2016 4211 A 13
H HbEyZH% AR

i
1. iPS E/NRIER, EZFE TR 2, BHEE, T U4 Nikkei /NREF2HE Up—to-DATE, 2014/10/08,
EWN

2. B FAEEY M, ZEEEE, NHK 4 H O, 2015/04/27, EWN
BEI VOB TIHRRATAND, BN, NHK bt o2 —i#ies Kl 2016/12/28,
[EIN

HHE

L ASROBAERFICES T iPS MISAZE & S AR h 2 BE e s
% 25 428 A [EW

2. iPS MEREMFFEDOHLRIC OV T 5 HERL SOERSALE = HE 2 [ A, TR E )
% 25 4F 10 A EHN

3. ZOMAEERLE IPS Ml EHHER BE IPC M BAIR B L TE T SR S TR 26 42 7
HEN

4. iPS MUJEAFZEDFIRICOWT WA Tei RS0 = M & 52 AR 2R IR 3
h% 26 4 12 H 5[]

5. ARCROFAEERICANT T iPSHMIEUIYE, RHIEH, HHEW, HE 7+ —7 L infhiAR, Fpk274
2 A EHN

6. Human pluripotent stem cell-derived cardiomyocytes as tools for development of new
therapies, & H 242, CDB-CiRA Exchange Seminar Z il AT AR ZE & o & —,
2016/06/16, [EN.

7. iPS MBI AP, AFFROEERE FAERORE, HFHERL, SERSZIIERS S P,
2017/01/24, [EWA.

8. BAEHIK 1PS Ml &G LI AP ERIRIGH], 5 HERC, 1PS Ml B2 A ks 23 Bl
S B Y —F =2, 2017/03/30, EN

&«

i

il

el HE
1. BEMHSES, BARGEARSEMIES (B , 2017/1, EN

(4) FrarHiE
ML
25



(s 4)
[ 16bm0609006h0105]
Rk 294 5 A 31 H

VRl 28 A Z RE AR JC PR JE AR Ol R

I. EARE#H

X 4 (AR BAEERRFEINSRy NU—2 7 ur T KA IPS Mlaa s
M U7 #Empt o
(I FE) Research Center Network for Realization of Regenerative
Medicine / The Program for Intractable Diseases Research utilizing Disease—

specific iPS cells

WHFEBRFE R4« (AAGE)  THEEHAMMAT - (o b R OB ERR SR iPS MG O 8 3L &
BB IEREFE |
(I FE) Establishment of disease—specific induced pluripotent
stem (iPS) cells derived from refractory blood and immunological disease

patients, and development of new medical treatment

WFZEBH R 2 35 (HARGE) HIRKRT - EREAEAT - HEEER - REE B
FriE &l K4 . (& §5) Makoto Otsu, Associate Professor, Institute of Medical

Science, University of Tokyo

5 b B M PEK28F4H TR ~ FA2943 31 H

SRS (BAGE) MK - SREREFIEICEIT 5 iPS Mfusst
B LEA, - (& FB) Research of blood and immune disorders using iPS cells

WFIERR 3 sy (HARGE) HRRT - EREOEET - FHTBhE - 1 B
e &l K4 : (3 F5) Chen-Yi Lai, Assistant Professor, Institute of Medical

Science, University of Tokyo



. BREAOHRE (RiEHFEHRE)
WHIEBRFE A« _ UAERS: - iPS Mk FERT - Tl FE
Tenh gt s & 2 M,

1. RO~ DFEER
(1) 558 - HEEEITB T ot —5 (EWES 21 1, [EEREE 21 1)
1. Kumano K, Arai S, Hosoi M, Taoka K, Takayama N, Otsu M, Nagae G, Ueda K, Nakazaki

10.

K, Kamikubo Y, Eto K, Aburatani H, Nakauchi H, Kurokawa M.  Generation of induced
pluripotent stem cells from primary chronic myelogenous leukemia patient samples. Blood
2012;119:6234-6242.

w#ﬁ%%ﬁ@%%ﬁ,E%%Mﬁﬁﬁ#@&ﬁﬁmﬁﬁrLaﬁimiFmJE
th, K B, LR vz, N oL, BRI R RV R R MEE R A L
KT 5 iPS MR X 5 E 7 LAERL & f#HT(Generation and analysis of cell model with
iPS cells derived from secondary myeloflbrosis patient primary cells). H AJEFSRS
L. 2012, 71th, Page 291-292.

Nakanishi M, Otsu M.  Development of Sendai virus vectors and their potential
applications in gene therapy and regenerative medicine. Current gene therapy 2012;12:410-
416.

Otsu M, Nakauchi H. [Utilization of the ES/iPS cell technology for hematopoietic stem cell
transplantation]. Nihon rinsho Japanese journal of clinical medicine 2012;70 Suppl 2:146-
150.

Kt B, AT LN TORDEE - HR~OIREICH. N W < HERA -
RPN EL. 2013, 37, Page 578-583

Hirose S, Takayama N, Nakamura S, Nagasawa K, Ochi K, Hirata S, Yamazaki S,
Yamaguchi T, Otsu M, Sano S, Takahashi N, Sawaguchi A, Ito M, Kato T, Nakauchi H,
Eto K. Immortalization of erythroblasts by c-MYC and BCL-XL enables large-scale
erythrocyte production from human pluripotent stem cells. Stem cell reports 2013;1:499-
508.

Lin HT, Otsu M, Nakauchi H.  Stem cell therapy: an exercise in patience and prudence.
Philos Trans R Soc Lond B Biol Sci 2013;368:20110334.

Razak SR, Ueno K, Takayama N, Nariai N, Nagasaki M, Saito R, Koso H, Lai CY,
Murakami M, Tsuji K, Michiue T, Nakauchi H, Otsu M, Watanabe S.  Profiling of
microRNA in human and mouse ES and iPS cells reveals overlapping but distinct
microRNA expression patterns. PloS one 2013;8:e73532.

Saito T, Yano F, Mori D, Ohba S, Hojo H, Otsu M, Eto K, Nakauchi H, Tanaka S, Chung
Ul, Kawaguchi H.  Generation of Col2al-EGFP iPS cells for monitoring chondrogenic
differentiation. PloS one 2013;8:e74137.

Suzuki N, Yamazaki S, Yamaguchi T, Okabe M, Masaki H, Takaki S, Otsu M, Nakauchi
H. Generation of engraftable hematopoietic stem cells from induced pluripotent stem
cells by way of teratoma formation. Molecular therapy : the journal of the American
Society of Gene Therapy 2013;21:1424-1431.



http://search.jamas.or.jp/api/opensearch?q=%5B%8D%D7%88%E4%89%EB%8DF%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8CF%96%EC%8Cb%8F%E9%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%93c%89%AA%98a%8F%E9%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8Dr%88%E4%8Fr%96%E7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%90A%93c%8Dq%8A%F3%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8F%E3%8Bv%95%DB%96%F5%95F%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%82%8ER%92%BC%96%E7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%82%8ER%92%BC%96%E7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%91%E5%92%C3%90%5E%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%5D%93%A1%8D_%94V%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%92%86%93%E0%8C%5B%8C%F5%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%95%90%EC%95%F4%95v%5D/AU
http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2
http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2
http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2
http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2

11.

12.

13.

14.
15.

16.

17.

18.

19.

20.

21.

22.

23.

24.

Abdul Razak SR, Baba Y, Nakauchi H, Otsu M, Watanabe S. DNA Methylation Is
Involved in the Expression of miR-142-3p in Fibroblasts and Induced Pluripotent Stem
Cells. Stem cells international 2014;2014:101349.

REE . N TEZAREMEEMIAPS ML) & AR RN T MR, A AREERGEYS
£k, 2014, 37, Page 286.

R EH, SEHREICEBT 5 FAEER Zaettifino T Mt ~oIicH. B
AR FaaiE. 2014, 37, Page 257.

R H. iPS MIfEMFSE & R IRRERRS.  BoFTES:. 2014, 69, Page 2175-2180.

Higuchi T, Kawagoe S, Otsu M, Shimada Y, Kobayashi H, Hirayama R, Eto K, Ida H,
Ohashi T, Nakauchi H, Eto Y. The generation of induced pluripotent stem cells (iPSCs)
from patients with infantile and late-onset types of Pompe disease and the effects of
treatment with acid-alpha-glucosidase in Pompe's iPSCs. Molecular genetics and
metabolism 2014;112:44-48.

Hosoi M, Kumano K, Taoka K, Arai S, Kataoka K, Ueda K, Kamikubo Y, Takayama N,
Otsu M, Eto K, Nakauchi H, Kurokawa M. Generation of induced pluripotent stem cells
derived from primary and secondary myelofibrosis patient samples. Experimental
hematology 2014;42:816-825.

Itaba N, Wairagu PM, Aramaki N, Yasui T, Matsumi Y, Kono Y, Phan AN, Otsu M,
Kunisada T, Nakamura Y, Okano H, Jeong Y, Shiota G. Nuclear receptor gene alteration
in human induced pluripotent stem cells with hepatic differentiation propensity.
Hepatology research : the official journal of the Japan Society of Hepatology
2014;44:E408-419.

Lai CY, Yamazaki S, Okabe M, Suzuki S, Maeyama Y, limura Y, Onodera M, Kakuta S,
Iwakura Y, Nojima M, Otsu M, Nakauchi H.  Stage-specific roles for CXCR4 signaling
in murine hematopoietic stem/progenitor cells in the process of bone marrow repopulation.
Stem cells 2014;32:1929-1942.

Lee H, Lee JK, Park MH, Hong YR, Marti HH, Kim H, Okada Y, Otsu M, Seo EJ, Park
JH, Bae JH, Okino N, He X, Schuchman EH, Bae JS, Jin HK. Pathological roles of the
VEGF/SphK pathway in Niemann-Pick type C neurons. Nature communications
2014;5:5514.

Nakahara F, Kitaura J, Uchida T, Nishida C, Togami K, Inoue D, Matsukawa T, Kagiyama
Y, Enomoto Y, Kawabata KC, Chen-Yi L, Komeno Y, Izawa K, Oki T, Nagae G, Harada
Y, Harada H, Otsu M, Aburatani H, Heissig B, Hattori K, Kitamura T. Hes1 promotes
blast crisis in chronic myelogenous leukemia through MMP-9 upregulation in leukemic
cells. Blood 2014;123:3932-3942.

Lin HT, Masaki H, Yamaguchi T, Wada T, Yachie A, Nishimura K, Ohtaka M, Nakanishi
M, Nakauchi H, Otsu M. An assessment of the effects of ectopic gp91phox expression in
XCGD iPSC-derived neutrophils. Mol Ther Methods Clin Dev 2015;2:15046.

Otsu M. [Patient-derived iPS cells as a tool for gene therapy research]. Rinsho Ketsueki
2015;56:1016-1024.

R B, [HAENR 2015 @nfifa & A IPS MmO e s aiiR] - (GF 3 &)RA
iPS Mife i - SRR RIRARIC IS T 2 IR JEHY iPS MM I, SRERIE 5. 2015,
33, Page 304-308.

K H. PSS %O St RMERERNRIENIEIC I T 2 iPS Ml g .
Cytometry Research. 2015, 25, Page 35.


http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2
http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2
http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2
http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2
http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2
http://search.jamas.or.jp/index.php?sid=6&module=Advanced&action=Index&logaction=changepage&pp=30&q=%91%E5%92%C3%90%5E&pageID=2
http://search.jamas.or.jp/index.php

25. KE: H. ANLZREMEEHIIAGPS JiE) O % BEFZE~D i H (fEFH). B A SIDS -

FLEh R ZSORIE T B #5255, 2015, 15, Page 11-15.
26. K#E:  H. Bench-to-bedside research in hematology and gene therapy: new insights in

regulation of hematopoietic stem cells using gene manipulation 35 H 3k iPS #llfin %
WIS B R IR (). BRIRIM#Z. 2015, 56, Page 1016-1024.

27. KEE H. iPS HfEZ W72 5 #ER OTR RIS (FRN).  RIE & /2%, 2015, 23,
Page 544-550.

28. Otsu M. Perspectives on stem cell gene therapy for genetic disorders. 2015.

29. BRI, NN, mARS, Kt B, bk % ZRMEGE - BEHEO
Update t b iPS N S AH AN SRR A 2 2 M LIS B A DA v &P
%, BARY U~ FFa4s, 2015, 59, Page 231.

30. K B @A iPS @ ABC. 2015, 59™, Page 246.

3. EWINAAL. Mo AN, mAKRS, Kt H, Bl % b N AN LZRerkaiii
H R D AR X P ZE A ARAE & [RIER DA N 0 A VEEAREE & 0. HARERRE S
£455E. 2015, 38, Page 323.

32. Toriumi T, Takayama N, Murakami M, Sato M, Yuguchi M, Yamazaki Y, Eto K, Otsu M,
Nakauchi H, Shirakawa T, Isokawa K, Honda MJ. Characterization of mesenchymal
progenitor cells in the crown and root pulp of primary teeth. Biomed Res 2015;36:31-45.

33. Yamamoto S, Otsu M, Matsuzaka E, Konishi C, Takagi H, Hanada S, Mochizuki S,
Nakauchi H, Imai K, Tsuji K, Ebihara Y. Screening of drugs to treat 8p11
myeloproliferative syndrome using patient-derived induced pluripotent stem cells with
fusion gene CEP110-FGFRL1. PloS one 2015;10:e0120841.

34, OtsuM. IEMERAIAL AN IPS MR 2R L= EmarsE.  Annual Review
1% 2016. Page 14-20.

35. Kt B, [ RMBEAEFE-=X A — M AEGE®R-] 77 2 ao—oi
A iPS ffa.  /NREEMZHEE. 2016, 79, Page 739-744.

36. Lin HT, Okumura T, Yatsuda Y, Ito S, Nakauchi H, Otsu M. Application of Droplet
Digital PCR for Estimating Vector Copy Number States in Stem Cell Gene Therapy. Hum
Gene Ther Methods 2016;27:197-208.

37, HACOME, JEMZC, BEREE, K B WA RHMT) T b—TF 2

PRIERE B IPS MR A2 U T g e sk - BRREAFATIFZE. A RBRIR G T
a6, 2016, 39, Page 397.

38. R, A, #8 A, KE H, B S MRS E T MyoD %

WAINTE b ATZREMSMIOS 7 0 — EFE OB & I~ b, B AR R s
o232k 2016, 39, Page 398.

39. EASUME, HEMZESC, gRREE, K B, K —Z. iPSHilaz vz aci

PR EBTIE (FeRl) . FARBRIRfefe 2235, 2017, 40, Page 48-53.

40. RE SLFE. BR WRSE. ZORE . O B, PR PEAL BEEH Bk, BE A
1T, AR Th, KE B, £l #2. > x=— 27 L EERED CDA+T Hlja b 3k iPS
R HFFE U - BRI OMREfRT. B ANBIFSMEES. 2017, 106, Page 186.

41. =8 FH A, K B, vk B, W 28 B 17, TomaszB., £/ Z &
Fr. Al s, HEF 5. Plasminogen Activator Inhibitor-1 K8 A iPS G H
SEN AR ORERERENT. B ANABESAHERE. 2017, 79, Page 7.



http://search.jamas.or.jp/index.php
http://search.jamas.or.jp/index.php
http://search.jamas.or.jp/index.php
http://search.jamas.or.jp/index.php
http://search.jamas.or.jp/index.php
http://search.jamas.or.jp/api/opensearch?q=%5B%90%F3%93%87%8DO%8F%5B%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%94%D1%92%CB%96%83%8D%D8%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%88%C0%93%A1%94%FC%8E%F7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%97%8A%92%E5%8BV%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%92%D8%88%E4%97m%90l%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%9CA%93c%92q%8D%C6%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%82%8B%B4%8DL%8Ds%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%82%8B%B4%8DL%8Ds%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8F%BC%96%7B%8C%F7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%91%E5%92%C3%90%5E%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8FZ%93c%8DF%94V%5D/AU
http://search.jamas.or.jp/index.php
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%B2%96%EC%8FG%90l%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%91%E5%92%C3%90%5E%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%97%E9%96%D8%97D%8Eq%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%93c%92%86%8DG%8E%F7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8A%E2%8F%E9%8DF%8Ds%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5BTomaszB.%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%92%B7%8B%B4%82%B1%82%C6%82%DD%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%92%B7%8B%B4%82%B1%82%C6%82%DD%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8B%E0%8ER%8F%AE%97T%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%89Y%96%EC%93N%96%BF%5D/AU
http://search.jamas.or.jp/index.php

42.

(2)

10.

11.

12.

Ishida T, Takahashi S, Lai CY, Nojima M, Yamamoto R, Takeuchi E, Takeuchi Y,
Higashihara M, Nakauchi H, Otsu M. Multiple allogeneic progenitors in combination
function as a unit to support early transient hematopoiesis in transplantation. J Exp Med
2016;213:1865-1880.

e UIRTY T LNEIZRITAOEE - TN AHX —3EFK

TIRVEB BERRAEIE R RIS B k3 IPS MIRIC X B =T LB & fi#AT (Generation
and analysis of cell model with iPS cells derived from secondary myeloflbrosis patient
primary cells). 1186, Al HE2£, RE®p dEdk, HM bk, S5 B, MHE fid, b
DR EZ, il EA, REE B TR 2, TN RO, BN ISR, A AR SR
£:.2012/9, EWN

[H AR BT OB & 45 %ﬁﬁﬁ%fé%f\mﬁ% f%$fﬁﬁﬁﬁ’3 iPS AL 5
OF7Fu—F. O, Kt B FBEE 2 —v A T A REMEE IS,
2013/2, EWN

Application of Stem Cell Technologies to the Clinic. H8H, K#E#:  H. Symposium held
by IMSUT Dean Kiyono., 2013/4, [ElN

Alpharetroviral Vectors: Demonstration of Safe And Efficacious Gene Therapy Using X-
CGD iPSCs. HEH, Lin Huan-Ting, Makoto Otsu, Hiromitsu Nakauchi. 19th Annual
Meeting of the Japanese Society of Gene Therapy, 2013/7, [EH

Elucidation of Pathophysiological Mechanisms in Wiskott Aldrich Syndrome Using
Induced Pluripotent Stem Cells (iPSC). H&H, Mozhgan Khalaj Amirhosseini, Makoto
Otsu, Hiromitsu Nakauchi.  19th Annual Meeting of the Japanese Society of Gene
Therapy, 2013/7, [EN

Possible Therapeutic Strategy for Genetic Diseases Using Hematopoietic Stem Cells
Generated from Induced Pluripotent Stem Cells.  [15H, Makoto Otsu, Nao Suzuki, Satoshi
Yamazaki, Tomoyuki Yamaguchi, Motohito Okabe, Hideki Masaki, Satoshi Takaki, and
Hiromitsu Nakauchi. ESGCT and SETGyC Collaborative Congress, 2013/10, [l

YRR IPS AR X D #HE MR B OTREERNS. OEE, K B, F 19\ = —
J U AR BEREE S J—, 2014/5, [EWN

Patient-specific iPS cells as an ideal model system for optimizing gene therapy. 88,
Makoto Otsu. 33th International Congress of the ISBT, 2014/5, [E %

Ectopic gp91phox Expression is Detrimental to Patient Autologous XCGD iPS cell-
Derived Neutrophils. 188, Huan-ting Lin, Makoto Otsu, Hiromitsu Nakauchi.
20th Annual Meeting of the Japanese Society of Gene Therapy, 2014/8, [N

Elucidation of Pathophysiology of Microthrombocytopenia in Wiskott Aldrich Syndrome
using iPS Cells. 186, Amirhosseini M. K., Morio T., Imai K., Nakauchi H., Otsu M.
20th Annual Meeting of the Japanese Society of Gene Therapy, 2014/8, [N

Utilization of induced Pluripotent Stem Cells for Gene Therapy Research. [ 8H, Makoto
Otsu. 20th Annual Meeting of the Japanese Society of Gene Therapy, 2014/8, [EH

N LZreMEEmiaPS Mlg) & ZERe a0 T AIE. PEE, Xt . 55 42 31 A KRR
RS2, 201419, EIN


http://search.jamas.or.jp/api/opensearch?q=%5B%8D%D7%88%E4%89%EB%8DF%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8CF%96%EC%8Cb%8F%E9%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%93c%89%AA%98a%8F%E9%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8Dr%88%E4%8Fr%96%E7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%90A%93c%8Dq%8A%F3%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8F%E3%8Bv%95%DB%96%F5%95F%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8F%E3%8Bv%95%DB%96%F5%95F%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%82%8ER%92%BC%96%E7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%91%E5%92%C3%90%5E%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%5D%93%A1%8D_%94V%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%92%86%93%E0%8C%5B%8C%F5%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%95%90%EC%95%F4%95v%5D/AU

13.

14.

15.

16.

17.

18.

19.

20.

21.

22,

23.

24,

25.

26.

217.

28.

29.

30.

TR BT T B A EN Letitiiiae T MREFZE~oS M. NEE, K H.
5 42 [0] H ARG RS 52, 201419, [EN

Patient-derived iPS cells as a tool for gene therapy study. [8H, X E. 5 76 [A] H
AR 23, 2014/11, EH -

Ectopic expression of gp91phox has detrimental effects on XCGD iPS cell-derived
neutrophils. 188, Huan-ting Lin, Makoto Otsu, Hiromitsu Nakauchi. % 76 [a] H A<
M4, 2014/11, EHN

Elucidation of Pathophysiology of Platelet Abnormality in Wiskott Aldrich Syndrome
Using induced Pluripotent Stem Cells. 1588, Amirhosseini M. K., Morio T., Imai K.,
Nakauchi H., Otsu M. % 76 [m] A ALk 4, 2014/11, EH

NTZaettepiin GPS fija) 2 -k - o8k Bafse. HEE, K B 8
4 [/ NRGE AR I J— 2015/2, EWN

N T ZHEME D (IPS MR DI BAFFE~D . O8E, K B, § 21 B HA
SIDS - HL4hIRZ2SRET[h574, 2015/3, [EN

b AL Re e i S O fh I X B AR RRAE & [RIER DY A N A EEATRE
B0, OEH, ERJIAR. I A, @ARESR, K B, Bk % 5559 [HH
R v~ FFEHE 2015/4, EWN

eIl APC. MBE, K E. 59 EHARY 7~ F$Eaie, 2015/4, EHHN
=3

Mg - $aE ¥ BAFZE~0 iPS Ml S A, HBE, KEE . 511 [AHEES RN R S
At X J—, 2015/5, EN

iPS Al DA 1% DRER Je RIEGE AN SIEMNFIEIZ BT 5 iPS Ml dIEH. HEA, K
B, BHARYA M A MY —2£ 20157, EN

Estimation of vector copy number states by droplet digital PCR. 7~ 2 % —, Lin Huan-
Ting, Makoto Otsu. 21th Annual Meeting of the Japanese Society of Gene Therapy, 2015/7,
EH

BEMEER OREIERZSIC T 5 iPS MR K 2R EET L OIEH. O, KE
B 20 BIAAT A VY — AFFSE4s, 2015/10, [EN

b b AL REMEER IR R OO i MU X T AR A & AR DI b r A > pEAERE
bo. R, BRIIAR, AL mARS, Rt B, Bk % 5543 [EH
AR % 52, 2015/10, EAN

MRS EEI L 69 2 BT 7 7R i R RS — R R RF SR Y TPS Al 22 F O T2 IR D & 3 B
BAIEOBZE £ T—. HEH, X H. 5 27 [EE &R 1-pFois, 2016/9, EHN

SHMET Y T~ h—F AR iPS M A TN T g A sl - B REREAT I
Pe. RAK—, EARTCHE, ITERZX, BEEE., K B, ILK—Z. F44[EH
AREGIR 54, 2016/9, [EWN

i JE MR BN+ MyoD #E A S/ b b A TEEEMs@M0 % 7 o — HEH Ot
S E R A~D . WA —, BRI, NI A, 8 HEE. K B,
FBR S 5 44 [0 B ARERIR SR 524, 2016/9, [EN

Mg - GPER BT D iPS MlamFsokig. HEH, KE 5. & 9 ik v
7 F ¢ —, 2016/11, EHN

o — 7 U U SEBERED CDA+T HIAH 3k iPS A B E5E U 7~ BhR A iR O M BE fRAT.
H8A, 7 h7S. 8IF W3, 2Rk M. 1 B, BEJF FEAL BEH B 56
AT AR B, K B, El FZ. BARNRFES, 2017/2, BN


http://search.jamas.or.jp/api/opensearch?q=%5B%90%F3%93%87%8DO%8F%5B%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%94%D1%92%CB%96%83%8D%D8%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%88%C0%93%A1%94%FC%8E%F7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%97%8A%92%E5%8BV%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%92%D8%88%E4%97m%90l%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%9CA%93c%92q%8D%C6%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%82%8B%B4%8DL%8Ds%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8D%82%8B%B4%8DL%8Ds%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8F%BC%96%7B%8C%F7%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%91%E5%92%C3%90%5E%5D/AU
http://search.jamas.or.jp/api/opensearch?q=%5B%8FZ%93c%8DF%94V%5D/AU

(3) THEHRLORZ - Hffrafahitta] (S84 2 R0 A

1L THCREREIGROBUR & 0 FARRIRIRREEA~ O R RARFRAY iPS il 5
OT7a—F. Kt B HABEL -V A U AREGHEE I T,
2013/2, [EM

2. Lo LMY TTEWIPSHIE. K B, HULKZFERSEOIIEETIH R - 55 31 (5]

T ERABH =R 2, 201372, EN

3. Lol LW iPS A, KEE B, EEXSIEIERFI SR - 5 1 Bl R E,
2013/9, [EWN

4, bHLo LMY -VIPS M. K B BERNTAIERPH TR - 5 2 (Bl IR,
2015/3, [EWN

5. EMHEEORRIERRICBIT S IPS iRl L A EBET LVOER. K H.
20 [BIAART A YV — NJRAFSES, 2015/10, [EN

6. MR —H2 L9V iPS Mifn. TIPS MR OIER  ~85 & B O et ER OS5 %~ |
R B, =R ET R < F—, 2015/12, BN

(4) RFrHifE
A=Y



	16bm0609006h0005_京大_中畑_成果報告書
	16bm0609006h0105_東大_大津_成果報告書



