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2020 Educational Seminar-of

bolic-Di <Steering-Committee> «

Yoshikatsy, Eto Director, Advanced Clinical Research Center, Institute of Neuro- «
(Chairperson) « Science
Emeritus Professor, The Jikei University-
m - DATE : 14:00 Sat. 25 ~13:00 Sun. 26, January, 2020 Masaki Takayanagi~ Professor, Health Medical & Sports, Telkyo;Heisei University <
m - VENUE : Awards-Inn-Hankyu«
1-50-5, Qgi, Shinagawa-ky, Tokyo 140-0014 Japan IEL:+81-3-3775-6121«
For-Japanese: http://www.oursinn-hankyu.co.ip/ja/ “
For-English: http://www-a.global.hankyu-hotel.com/oursinn-hankyu/«
® -+ Accommodation : Awards Inn Hankyu (same as Seminar venue) «

for Young-Pediatricians/Investigators (SGMDYPI)

Toya Ohashi Professor, Pediatrics, Research Center for Medical Science, The.
Jikei University=

Torayuki:Okuyamas  Director, LSD Center,-National Center for- Child Health &
Development (NCCHD)+

Shigeo Kure Prafessar, Pediatrics, Tohoku University~ &
1-50-5,-Qgi, Shinagawa-ku, Tokyo 140-0014- Japan. - TFL : +81-3-3775-6121+
L4 Matemichi Kesugas Head of Division of Medical Genetics, National Center for Child
<Awards Inn Hankyu>000000000000000000000+ Health and Development (NCCHD)

Hirashi Kobayashi= ~ Associate Professor, Pediatrics, Research-Center for Medical:
Science, The Jikei University-

Shinichi-Hirose« Professor,-Pediatrics, Fukucka- University« #

Yoichi Matsubara<  Director of the Research Institute, National Center for Child «
Health & Development:
Takanobu Otomo=  Professor, Kawaseki Medical School, Japan< e

Masafumi-Onodera Director ofl Department-of Human Genetics, National Center
for Child Health and Development=

Mchammad Arif  Principal Investigator, Advanced Clinical Research Center, “

Hossain- Institute of Neurological Disorders, -Japan<

David G. Warnock+*  Director of the Division of Nephrology and Professor of €
Medicine and Physiclogy-at the University of Alabama at
Birminghame

Han-Wook Yoo Professor, Pediatrics & Medical Genetics, Asan Medical Center
Children’s Hospital, University-of Ulsan-College-of Medicine,

<by train> Seoul, Korea+*

Qimachistation- (R Keihin-Tohoku Line- Rinkai; Line- Takyu-Oimachi Line)

- =+ JR Keihin-Tohoku Linet -0 1 minute walk from the central exit of Qimachi station-

-+ Rinkai Line—0 1 minute walk from A2 exit-of Qimachi station«

- = Toku-Qimachi Line—013-minute walk from- Qimachi; station« "

<PROGRAM> - 18:00-19:00< | Dinner-
@ 19:00-21:00¢ | Case Presentation- I
1: Saturday 25 January 0000000000000000000¢ Moderator: «
Facilitator: Matomichi Kasuga- Masaki Taknyanagi. (Teikyn Heisei University, Japan) «
ichi. (NCCHD, Japan) «
Pe— pe——r— Ussemichifosugs lapan
Presentations-
14:00-14:15¢ | Opening Remarks- Case (1)
se (1)
Yoshikatsy Eto (Advanced Clinical Research Center, Japan)- Case (2
se (2)-
14:15- 14:40+| Self-Introduction-*
el juction« Case (3}~

14:40-15:00+ | Chair: Yoichi-Matsubara (NCCHD, Japan) Co-sponsor: Sanofi K.K.«
“ “Medical Genetics and Genamics for Pediatricians and Young

“ Investigators™s

Han-Wook Yoo (Asan Medical Center, South Korea) «

Day 2 : Sunday-26 January 0100 0000 Facilitator : Hiroshi Kobayashic

15:00-15:10¢ | Q&AC 08:30-08:40+ | Summary of the 1% day-

15:10-15:30 | Chair: Toya-Ohashi (The Jikei University, Japan)- : Yoshikatsu Eto (Advanced Clinical Res. Center, Japan)-

“ “Gene therapy for Immune deficiency™ 08:50-09:10+ | Chair:- - David- G. Warnock (Professor, University of Alabama at [+
“ Masafumi Onodera (NCCHD, Japan)~ - Birmingham, US) «

15:30-15:407| QBA “ “CNS treatment-of Genetic-disease”

15:40-15:55+ | Breaks : 09:10-09:20¢| Torayuki Okuyama (NCCHD, Japan)«

15:55-16:15+ | Chair : Shinichi Hirose (Fukuoka University, Japan) ~ 3 QBA

. “Autophagy and lysasomal storage disease.” 09:20-10:00« | Special Lecture 10000000 00000000000 Co-sponsor: Sanofi-K.K.+
o Takanobu Otomo (Professor, Kawaseki Medical School, Japan)- “ Chair: Yoshikatsy Eto (Advanced Clinical Res. Center, Japan)~
16:15-16:25¢ | - QBA- “ “Renal manifestations in Fabry disease™

David G. Warnock (Professor, University of Alabama at Birmingham,

16:25-16:45 | Chair : Masafumi:Onodera-(NCCHD, Japan)- g -
10:00-10:10<| US} «

- “Update on gene therapy-for lysosomal storage disorders™ =
“ Hiershi Kobayashi-(The Jikei University, Japan)- QA=
16:45-16:55¢| QRA- 10:10-10:25¢| Break-
16:55-17:057) Breaks . 10:25-10:45< | Chair : Hirashi Kabayashi-(The Jikei University, Japan)- <
. “Future clinical and biochemical predictions of Fabry disease in

17:05-17:35+| Special Lecture-II- 0000000 Co-sponsor: Sanofi-K.K.4<
- Chair : - Shinichi-Hirase. - Professor, Pediatrics, Fukuoka University) i females by methylation studies of the GLA gene."
Title: TED- “ Mohammad: Arif- Hossain (Advanced Clinical Res. Center, Japan)

- David G. Warnock (Professor, University of Alabama at Birmingham, 10:45-10:55¢] QBA ¢
" us) o 10:55-11:15+| Chair: Han-Wook Yoo (-Asan Medical Center, South Korea)-

“Long-term outcome of a group of Japanese children with myelin-

17:35-17:45¢ | QEAD0DNDON00DO00D0S i g ¥ without. p
17:45-18:00+ | Group Photo e - immunosuppressive therapy."
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%, [Organizer] Prof. Yoshikatsu Eto, M.D. PhD e :

(Advanced Clinical Research Center, Southern Tohoku Institute for Neurosciencezas

(\ Tokyo Jikei University School of Medicine, Tokyo, Japan) G
[Sponsored Organization] NPO Japan Lysosomal Disease Research Center

URL : https://www.ildweb.jp/
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‘ 202143248 () F#7:00 ~ 8:30PM
Y & Prof. Adutur Mehta
- \‘ (Royal Free Hospital, University College London, UK)
.
@
-

B : Fabry disease UpDate. (tentative)
A : Overview: 54 YY—LK - HROES $t4: Dainipon-Sumitomo Co.
GMEFEMEST)
$44 : Sanofi- Genzyme#t

220 $E5E
2021415278 (K) ##7:00 ~ 8:30PM =) 2021548218 (K) F%7:00 ~ 8:30PM

i#% : Prof. Robert Desnick A : Prof. Derralynn Hughes
(Mt.Sinai Medical Center, NY, USA) (Department of Hematology, Loyal Free Hospital,
(Dean for Genetics and Genomic Medicine, University College London,

Mount Sinai Medical Center, New York, USA) M : Chaperon Therapy.of Lysosomal disease
MBS : Story of Fabry Enzyme Therapy: from - (tentaltve)

Metabolic Defect to Effective Treatment 3t © Amicus Therapeutics, Japan

344 Sanofi-Genzymett

38 sEeE

202142H3H (K) F7:00 ~8:30PM / 20215E5H22H (£) 4#13:00 ~ 14:30PM
W& 1 Prof. Alfried Kohlschutter A% wProf. Gregory Grabowskj

(Hamburg University Children Hospital, . {Departrfient of Medical Génetics, Cincinnati
Hamburg. Germany) Children Hospital)

3##i%,: UpDate of Neuronal Céroid Lipofsucinosis % : UpDate ofLysosomal Acid Lipas Deficiency
(NCL)(tentative), (LAID)(Tentative)

Fth < Japan BioMarinit Ftfif ¢ Alexion Phama, Japan

[BHMS L]  T104.0041 HRMERREFHE 1-8-6,, SSEIL S MRt SK PARIRT SN OTEL : 03-3523-3722 FAX: 03-3523-3723 e-mail : info@skap.jp.
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