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The 20th Annual Meeting of Japan Society of Gene Therapy (JSGT2014)



Presidential Lecture  
Date: August 7, 2014, 11:30-11:50, Convention Hall 

Chairperson: Shigetaka Asano 
Izumu Saito  (The Institute of Medical Science, The University of Tokyo) 
            New generation adenovirus vectors 

 
Special Symposium I (E) 

JSGT, ESGCT, ASGCT- Joint Meeting  
Date: August 7, 2014, 9:30-11:30, Convention Hall 
  Chairpersons:Yasufumi Kaneda & Yoshiro Niitsu 

 
SS1-1. Yasufumi Kaneda (JSGT, Graduate School of Medicine, Osaka University) 

   Development of anti-cancer strategies using Sendai virus envelope (HVJ-E) and current status of  
            clinical applications to treat cancer patients 
 
SS1-2. Gerard Wagemaker (ESGCT, Erasmus University Medical Center, Netherlands)
           Gene therapy topics in the European Commission’s Research Programs 
 
SS1-3. Harry L. Malech (ASGCT, National Institute of Health, USA)
           Lentivector gene therapy with non-myeloablative conditioning restored IgG production in two young 
           adults with SCID-X1 
 

Special Symposium II  
Gene Therapy from Company’s Viewpoint  

Date: August 7, 2014, 15:30-17:20, Convention Hall 
Chairpersons:Takashi Shimada & Teruhide Yamaguchi 

 
SS2-1. Kazutoh Takesako (Takara Bio Inc.) 
           Clinical trials of immunotherapy using genetically engineered T cells for cancer in Japan 
 
SS2-2. Satoru Hayata (GlaxoSmithKline K. K.) 
           Contribution to gene therapy and key issues in Japan 
 
SS2-3. Eriko Uchida (National Institute of Health Science) 
           Current situation of advanced therapy regulation in the world 
 
SS2-4. Masakazu Hirata (Pharmaceuticals and Medical Devices Agency) 
           Regulatory pathway of gene therapy products in Japan 
 

Main Symposium I (E) 
Clinical Gene Therapy: From Concept to Reality  

Date: August 6, 2014, 14:00-15:50, Convention Hall 
Chairpersons: Masafumi Onodera & Keiya Ozawa 

 
MS1-1. Masafumi Onodera (National Research Institute for Child Health and Development) 
            Stem cell gene therapy goes beyond stem cell transplantation? 
 
MS1-2. Shin-ichi Muramatsu (Jichi Medical University) 
            Gene therapy for neurological diseases: Novel and feasible approaches 
 
MS1-3. Harald Petry (uniQure N.V. Netherlands) 
            Glybera, the first in a row of promising AAV-based gene therapy products 
 
MS1-4. Renier J. Brentjens (Memorial Sloan Kettering Cancer Center, USA)
            CAR T cell therapy of cancer: Moving technology forward 
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MS1-5. Junichi Mineno (Center for Cell and Gene Therapy, Takara Bio Inc.) 
            Development of T lymphocytes-based gene therapy for refractory cancers in Japan 
 

Main Symposium II  
Genome, Cancer, Reprogramming and Gene Therapy  

Date: August 8, 2014, 13:00-14:50, Convention Hall 
Chairpersons: Yasufumi Kaneda & Izumu Saito 

 
MS2-1. Masayo Takahashi (Center for Developmental Biology, RIKEN) 
            Application of iPS cells to retinal disease 
 
MS2-2. Tetsuo Noda (Cancer Institute, Japanese Foundation for Cancer Research) 
            Future direction of cancer research to realize effective cancer prevention and treatment 
 
MS2-3. Sumio Sugano (Graduate School of Frontier Sciences, The University of Tokyo) 
            Use of next generation sequencers and the era of personal genomics 
 
MS2-4. Keiya Ozawa (The Institute of Medical Science, The University of Tokyo) 
            Revival of clinical gene therapy: Promising challenge for development of innovative treatments 
 

International Symposium (E) 
Establishing the Asian Community to Promote Gene Medicine 

Supported by CRMSA
 

Date: August 7, 2014, 13:00-14:50, Convention Hall 
Chairpersons: Masatoshi Tagawa & Chae-Ok Yun 

 
IS-1. Steve Wilton (Centre for Comparative Genomics, Murdoch University, Australia) 
        Therapeutic alternative splicing: application to Duchenne muscular dystrophy and beyond 
 
IS-2. Kam Man Hui (National Cancer Centre, Singapore) 
        To decipher the functional roles for tumor cell heterogeneity to enable the identification of potential  
         novel molecular entities for targeted therapy 
 
IS-3. Chae-Ok Yun (Hanyang University, Korea) 
         Sustained and controlled delivery of oncolytic adenovirus with injectable alginate gel matrix system 
 
IS-4. Wuh Liang Hwu (Children's Hospital Building National Taiwan University Hospital, Taiwan) 
         Gene therapy for aromatic L-amino acid decarboxylase (AADC): follow up of 8 cases 
 
IS-5. Rita Mulherkar (Advanced Centre for Treatment, Research and Education in Cancer (ACTREC), India) 
        Cancer research and gene therapy: The Indian scenario 
 

Symposium I (E) 
Cancer  

Date: August 6, 2014, 16:00-17:50, Convention Hall 
Chairpersons: Noriyuki Kasahara & Tomoki Todo 

 
S1-1. Hiroshi Fukuhara (Graduate School of Medicine, The University of Tokyo) 
        An ongoing clinical trial of a third-generation oncolytic HSV-1 G47  for patients with castration  
        resistant prostate cancer  
  
S1-2. Noriyuki Kasahara (University of Miami, USA) 
         Retroviral replicating vector (RRV)-mediated gene therapy of cancer: Clinical update 
 
S1-3. Glen N. Barber (The University of Miami Miller School of Medicine, USA) 
         Defective innate immune pathways enable viral oncolysis 
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S1-4. Kenzaburo Tani (Medical Institute of Bioregulation, Kyushu University) 
         Development of novel oncolytic virotherapy using RNA viruses 
 
S1-5. Naoyoshi Hashimoto (National Cancer Center) 
         Use of donor T-lymphocytes expressing Herpes Simplex Virus Thymidine Kinase suicide gene in  
          allogeneic hematopoietic stem cell transplantation 
 

Symposium II (E) 
Genetic Diseases  

Date: August 7, 2014, 13:00-14:50, Lecture Room-1 
Chairpersons: Toya Ohashi & Torayuki Okuyama 

 
S2-1. Harry L. Malech (ASGCT, National Institutes of Health, USA) 
         AAVS1 safe harbor mini-gene targeting for correction of chronic granulomatous disease 
 
S2-2. Toshinao Kawai (National Center for Child Health & Development) 
         Gene therapy clinical research for chronic granulomatous disease 
 
S2-3. Hiroaki Mizugami (Jichi Medical University) 
         Immune responses in hemophilia gene therapy 
 
S2-4. Toya Ohashi (Jikei University School of Medicine) 
         Obstacles of current treatments for lysosomal storage diseases; Necessity of development of gene 
         therapy 
 
S2-5. Torayuki Okuyama  (National Center for Child Health & Development) 
         Recent progress in gene therapy for inherited metabolic diseases 
 

Symposium III (E) 
Cell Therapy/Regenerative Medicine  

Date: August 8, 2014, 10:00-11:50, Convention Hall 
Chairpersons: Yuji Heike & Makoto Otsu 

 
S3-1. Gerard Wagemaker (ESGCT, Erasmus University Medical Center,  Netherlands) 
         Lentiviral hematopoietic stem cell gene therapy for immune deficiencies and lysosomal enzyme  
         deficiencies 
 
S3-2. Makoto Otsu (The Institute of Medical Science, The University of Tokyo) 
         Utilization of induced pluripotent stem cells for gene therapy research 
 
S3-3. Renier J. Brentjens (Memorial Sloan Kettering Cancer Center, USA) 
         The next generation of adoptive T cell cancer therapy: CARs and armored CARs 
 
S3-4. Won Kyung Song (CHA Bundang Medical Center, CHA University, Korea) 
         The preliminary results of embryonic stem cell derived retinal pigment epithelial cell trials for macular 
         degeneration 
 
S3-5. Takayuki Asahara (Tokai University School of Medicine) 
         Cell therapy for ischemic diseases 
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Symposium IV  
Vector  

Date: August 8, 2014, 10:00-11:50, Lecture Room-1 
Chairpersons: Yumi Kanegae & Masato Yamamoto 

 
S4-1. Ko Mitani (Research Center for Genomic Medicine, Saitama Medical School) 
         Helper-dependent adenoviral vector 
 
S4-2. Saki Kondo (The Institute of Medical Science, The University of Tokyo) 
         Dually safer adenovirus vector lacking virus-associated RNA genes with significantly low immune 
         responses 
 
S4-3. Masashi Urabe (Jichi Medical University) 
         Transgene insertion into the AAVS1 site, a safe harbor in the human genome by adeno-associated virus 
         integration machinery 
 
S4-4. Makoto Inoue (DNAVEC Corporation) 
         Sendai virus vector for gene- and cell-based therapies 
 
S4-5. Hiroyuki Miyoshi (RIKEN BioResource Center) 
         Lentiviral vectors 
 

Special Seminar (E) 
Date: August 8, 2014, 9:30-10:00, Convention Hall 

Chairperson: Yoshikatsu Eto 
 
Dale Ando (Sangamo BioSciences, USA) 
         First genome editing clinical trials using Zinc Finger Nucleases:  CCR5-Modified CD4 T cells 
         in HIV subjects and  IL-13 Zetakine and HyTK Modified Allogeneic CD8 T cells resistant to 
         glucocorticoids in recurrent Glioblastoma subjects on Decadron 
 

Announcement by Ministry of Health, Labor and Welfare  
Date: August 7, 2014, 15:00-15:30, Convention Hall 
Chairpersons: Ryuichi Morishita & Kenzaburo Tani 

 
Kenji Konomi & Koichi Sato (Ministry of Health, Labor and Welfare) 
         The act on the safety of regenerative medicine and guidelines for gene therapy clinical studies 
 
 

* * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * 
 

5th Takara Bio Award Lecture 
Date: August 6, 2014, 11:45-12:00, Convention Hall 

Chairperson: Yasufumi Kaneda 
 Yoshiaki Miura (University of Toyama) 
         Infectivity-selective oncolytic adenovirus developed by high-throughput screening of  
         adenovirus-formatted library 

 
 

* * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * * 
Notes 

Date: August 6, 2014, 17:50-17:56, Convention Hall 
N-1. Yuki Kato (University of California Los Angeles, USA) 
         Adoptive T cell immunotherapy using alloreactive CTL combined with RRV-mediated prodrug 
         activator gene therapy in experimental glioma 
 

Date: August 8, 2014, 11:50-11:56, Lecture Room -1 
N-2. Hiroyuki Ido (Oregon Health and Science University, USA) 
         A novel immunoprecipitation (IP)-Seq-based method for anti-AAV capsid antibody epitope mapping 
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Plenary Session I (E) (Abstracts PS1~PS3) 

Date: August 6, 2014, 11:00-11:45, Convention Hall  
Chairpersons: Toshiyoshi Fujiwara & Yoshikazu Yonemitsu 

 
PS-1. Tissuegene-C (TG-C), TGF- 1 transduced chondrocyte, improved clinical scores in patients with 
          osteoarthritis: A phase IIb study  

      Cho J. J., Kim T. W., Park Y. M., Jeong E. G., Lee K-H., Lee B. 
 
PS-2. rAAV1 and 8-mediated induction of local OPMD histopathology in common marmoset            
           Okada H., Ishibashi H., Hayashita-Kinoh H., Chiyo T., Masuda C., Nitahara-Kasahara Y., Takeda S., Okada T. 
 
PS-3. Trans-BBB gene therapy for metachromatic leukodystrophy using self-complementary type 9 AAV vector 
          Miyake N., Miyake K., Yamamoto M., Okada T., Shimada T. 

 
Plenary Session II (E) (Abstracts PS4~PS6) 

 
Date: August 7, 2014, 8:45-9:30, Convention Hall 

Chairpersons: Shin-ichi Muramatsu & Mahito Nakanishi 
 
PS-4. Endogenous proliferative mesenchymal stromal cells population is required to preserve muscle 
          function in DMD model mice 
          Fujita R., Tamai K., Aikawa E., Nimura K., Kikuchi Y., Kaneda Y. 
 
PS-5. A phase I clinical trial of autologous CD4+ T cells modified with a retroviral vector expressing the 
          MazF endoribonuclease in patients with HIV-1 
          Jacobson J. M., Chono H., Metz M., Plesa G., Jadlowsky J., Lacey S., Levine B., Yoshioka H., Kidokoro T., Tomura D., 
          Mineno J., Takesako K., June C. H. 
 
PS-6. A universal AAV Barcode-Seq system expressing RNA barcodes from an AAV viral genome 
          Adachi K., Ido H., Holman W., Nakai H. 
 

                                                                  Day 1: August 6, 2014                            

  
 

                                                                         Oral Session I
Vector-I (Abstracts OR7~OR15) 

 
16:00-17:15, Lecture Room-1 

Chairpersons: Saki Kondo & Masashi Urabe 
 
OR-7. MicroRNA processing factors regulate adenovirus replication 

   Machitani M., Sakurai F., Wakabayashi K., Tachibana M., Mizuguchi H. 
 
OR-8. Efficient and long-term transgene expression by a novel adenovirus vector exhibiting  
          microRNA-mediated suppression of viral gene expression 
           Sakurai F., Shimizu K., Tomita K., Nagamoto Y., Tachibana M., Mizuguchi H. 
 
OR-9. The isolation of CD133-targeted adenovirus by screening with a fiber-modified adenovirus library 
           Sato M., Miura Y., Yamamoto M. 
 
OR-10. Development of a novel adenovirus vector for cancer-specific and stable expression: mini-adenovirus 
            vector (mini-AdV) 
            Yoshioka T., Maekawa A., Suzuki M., Kondo S., Kanegae Y., Saito I. 
 
OR-11. Liposome-based delivery system of telomerase-specific oncolytic adenoviral plasmid DNA 
             Aoyama K., Kuroda S., Tazawa H., Kagawa S., Fujiwara T. 
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OR-99. LYL1 is an efficient factor to induce hematopoietic stem/progenitor cells from common marmoset  
            embryonic stem cells 
             Kawano H., Marumoto T., Yamaguchi S., Hiramoto T., Okada M., Nii T., Liao J., Tani K. 
 
OR-100. Stem cell protection in inflammatory marrow environment 
               Ishida T., Otsu M., Suzuki S., Higashihara M., Nakauchi H. 
 
OR-101. Reprogramming of invariant natural killer T ( NKT) cells to induced pluripotent stem cells and 
              their development into functional NKT cells in vitro 
              Watarai H. 
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