








Welcoming Remarks
Dear Guests,

On behalf of the Organizing Committee, it is my great pleasure to warmly welcome you to the 3rd Hope for Rare Science Conference 
(HRSC). The Hope for Rare Foundation was established in 2022 through a joint initiative I launched with several scientists and 
entrepreneurs, our mission is to become an Innovation Engine for advancing rare diseases research and translational medicine. In the 
same year, I launched and hosted the inaugural HRSC—a biennial international academic conference dedicated to fostering academic 
exchange and collaboration in rare diseases research, bridging China with the global rare disease community.

The 2nd HRSC, held in 2024, received high praise from attendees for its compelling scientific program and seamless, efficient 
organization, quickly establishing HRSC as a premier rare diseases research conference in China. Through the sharing of expertise and open 
dialogue, the conference drives progress in global rare diseases research and promotes multi-stakeholder collaboration among industry, 
academia, research, healthcare, patients, and policymakers. This year, we are once again joining hands with the National Children’s 
Medical Center / Children’s Hospital of Fudan University and the China Organization for Rare Disorders (CORD) to co-host this high-level 
international academic conference.

Rare diseases represent a major medical challenge for all of humanity. In recent years, while major countries and regions around the 
globe have prioritized rare diseases as a health issue, and the most cutting-edge breakthroughs in biomedicine are often first applied in the 
rare disease space, we must still confront a stark reality: over 90% of rare diseases have no approved treatment to this day. Encouragingly, 
we are living in a hopeful era of transformation. In May this year, the State Council of China’s “Regulations on Clinical Research and 
Translational Application of Novel Biomedical Technologies” officially took effect, creating, for the first time at the national level, a 
standardized pathway for the clinical translation of advanced therapies, and providing specific policy support for personalized treatments 
for rare diseases. Looking across the globe, the Children’s Hospital of Philadelphia recently performed the world’s first personalized 
gene-editing therapy for an infant with CPS1 deficiency. Rare diseases research is by no means a matter for one country alone, and drug 
development is not just for treating patients in a single nation. It urgently calls for close collaboration among colleagues worldwide—to 
break down gaps in scientific and technological development, disparities in economic levels, regional policy barriers, and geopolitical 
divides—so that the fruits of innovation can benefit every rare disease patient.

Over the past decade and more, China has made remarkable progress in rare diseases research and drug development. Through this 
conference, while deepening international exchange and collaboration, we hope to showcase to the world the vibrant strength of Chinese 
scientists and R&D enterprises, and contribute Chinese wisdom to the global rare diseases research endeavor. Like other foundations 
around the world, our foundation is also committed to making proactive efforts to advance scientific research. Just a few months ago, the 
first personalized gene therapy project funded by us completed the dosing of its first pediatric patient. Meanwhile, our “Homy” Familial 
Hypercholesterolemia Special Research Fund has already supported nine basic and clinical research projects. These explorations, though 
small as sparks, reflect our deep conviction: make the rare visible, and let research reach every waiting expectation.

Finally, I would like to thank every partner for your trust and companionship, and I salute all the speakers for the courage and insights 
you bring. Every breakthrough in this field begins with an open and honest gathering like today’s. May the sparks we ignite here go beyond 
the laboratory, cross borders, and ultimately reach the hands of patients still waiting. I wish the conference a complete success, and I hope 
all of you find it a truly rewarding experience.

Kevin Huang
Chairperson of the Organizing Committee

 Founder and CEO of Hope for Rare Foundation
Founder and President of Chinese Organization for Rare Disorders
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Date Time Place Food Provided

Juny 26 (Lunch) 12:00-13:30
1st Floor: near VIRGO Hall and PISCES Hall

2nd Floor: near PRIMUS Hall A
Business Boxed Meal

Juny 27 (Lunch) 12:00-13:30
1st Floor: near VIRGO Hall and PISCES Hall

2nd Floor: near PRIMUS Hall A
Business Boxed Meal

Date Time Place Food Provided

June 25 (Lunch)​ 12:00 – 13:30 SCORPIO Hall Buffet Lunch

June 25 (Dinner)​ 19:00 – 21:00 GREENLAND Hall 1+2 Welcome Dinner

June 26 (Lunch)​ 12:00 – 13:30 SCORPIO Hall Buffet Lunch

June 26 (Dinner)​ 18:00 – 20:00 SCORPIO Hall Buffet Dinner

June 27 (Lunch)​ 12:00 – 13:30 SCORPIO Hall Buffet Lunch

June 27 (Dinner)​ 18:00 – 20:00 SCORPIO Hall Buffet Dinner

Dining is available at the designated dining areas on the 1st and 2nd floors, as indicated by directional signage
Friendly Reminders: 
1. Meal Collection
Please scan the QR code using your conference badge to collect your meal. One redemption per person, per meal.​ If you require a vegetarian 
option, please inform the catering staff when collecting your tray.
2. Waste Disposal
Please dispose of your lunch boxes and cutlery in the designated trash bins after eating.
3. Welcome Dinner (June 25, 19:00)
For the Welcome Dinner, please scan your conference badge for entry.
4. Dining at Primus Hotel (2nd Floor)
Participants may register by scanning the QR code at the registration desk on the 1st floor of the Convention Center. Places are limited and 
available on a first-come, first-served basis.

Friendly Reminders:
1.Please scan your conference badge to access the buffet dining area.
2.If you attend satellite meetings or special sessions during lunch, please proceed to the buffet restaurant at 11:30 for an early meal.

Self-Paid Hotel Restaurant Information

Dining at Primus Hotel (2nd Floor) 
The Chinese Restaurant on the 2nd Floor offers both Chinese and Western cuisine. Payment is accepted by card or cash (RMB).
·Western À la carte:​ 06:30 – 22:30
·Chinese À la carte:​ 11:00 – 14:00, 17:00 – 21:00
Private Dining Rooms:
Private rooms accommodating 8–20 guests are available for both Chinese and Western meals. Advance reservation is required.
Reservations:​ Dial 021-3891-8888 and ask for Primus Chinese Restaurant.

Attendees with RED Lanyards

Attendees with BLUE and PURPLE Lanyards

Dining Information
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Hotel Negotiated Rates Reservation Hotline

Primus Hotel Shanghai Sanjiagang​ (5-star) From ¥500/night Dial 021-3891 8888 and ask for the 
Reservation Department.The Qube Hotel Shanghai Sanjiagang​ (4-star) From ¥300/night

There are two partner hotels within a 5-minute walk of the conference venue. Special conference rates are available at both hotels. 
Please mention “HRSC2026” when making reservations to enjoy the discounted rates.

Pudong International Airport (10 km / approximately 20 minutes by car)
Shuttle Bus: Complimentary shuttle bus service is available only for participants who have booked accommodation at the conference hotels. 
Please contact the hotel for the shuttle schedule.
Shanghai Hongqiao International Airport (51 km / approximately 60 minutes by car)
Metro: Hongqiao Airport Terminal 2 → Metro Line 2 (toward Pudong International Airport Terminals 1 & 2) → Far East Avenue Station
Shanghai Hongqiao Train Station (56 km / approximately 70 minutes by car)
Metro: Hongqiao Railway Station → Metro Line 2 (toward Pudong International Airport Terminals 1 & 2) → Far East Avenue Station
Shanghai Station (41 km / approximately 75 minutes by car)
Metro: Shanghai Railway Station → Metro Line 1 (toward Xinzhuang) → transfer at People’s Square Station → Metro Line 2 (toward Pudong 
International Airport Terminals 1 & 2) → Far East Avenue Station
Shanghai South Railway Station (37.5 km / approximately 45 minutes by car)
Metro: Shanghai South Railway Station → Metro Line 1 (toward Fujin Road) → transfer at People’s Square Station → Metro Line 2 (toward Pudong 
International Airport Terminals 1 & 2) → Far East Avenue Station
Friendly Reminder: Far East Avenue Metro Station is 4.4 km from the Convention Center. Taxi service is recommended. 

Transportation

Convention Center Surroundings

Venue:​ Greenland International Convention Center
Address:​ Lane 6666, East Huaxia Road, Pudong, Shanghai, China

Hotel Reservation

Shanghai Disney Resort 21 km

Shanghai Museum (East Branch) 28 km

The Bund 36 km

Oriental Pearl Tower 36 km

Florentia Village Shanghai (Premium Designer Outlets) 4.4 km

Taikoo Li Qiantan 31 km

Shanghai IFC Mall 34 km

Shanghai Pudong New Area People's Hospital 9.1 km

Shanghai International Medical Center (SIMC) 24 km

Attractions Shopping Centers

Hospitals
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Florentia Village Shanghai (Premium Designer Outlets) 4.4 km

Taikoo Li Qiantan 31 km

Shanghai IFC Mall 34 km

Notes for Attendees

Badge Requirement:​ The officially confirmed conference badge is the sole credential for entry into the venue. 

Attendees must wear it visibly at all times.

On-site Registration:​ On-site registration and payment services are available for unregistered participants. 

Please consult the staff at the sign-in desk on the first floor.

Meeting Etiquette:​ Please observe venue rules, attend sessions punctually, and avoid being ate or leaving 

early. Refrain from loud conversation during sessions; kindly switch your mobile phone to silent or vibrate 

mode. If you need to take a call, please step outside the meeting room.

Personal Belongings:​ Please take good care of your personal belongings during the conference.

Medical Services:​ A temporary medical station providing basic and commonly used medicines is available 

on the first floor. Due to the complexity of rare diseases, the organizing committee is unable to provide 

emergency medical assistance to patients attending the conference. Patients should assess their health 

status and take necessary auxiliary or medical measures.

Statements & Opinions:​ The statements or opinions of conference sponsors, partners, and exhibitors do not 

represent the endorsement or recommendation of the organizer regarding their products, technologies, and 

services.

Prohibited Conduct:​ Any form of marketing, publicity, or misleading behavior for illegal products, 

technologies, services, and treatment methods is strictly prohibited. Once found, the conference badge will 

be immediately invalidated.

Photography & Privacy:​ Not all patients or family members are willing to be photographed or identified. 

Obtaining their consent is the most basic form of respect for patients and their families.

Cultural Respect:​ Guests and participants come from all over the world. Please respect the cultural customs 

and religious beliefs of different countries and regions.

 Gratitude:​ The hard-working staff and volunteers are the most important force ensuring the smooth 

operation of this public welfare academic conference. Please give them support and understanding.

1.

2.

3.

4.

5.

6.

7.

8.

9.

10.  
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June 25

14:00-18:00 GREENLAND Hall 1+2 (1F) Open Ceremony

19:00-21:00 GREENLAND Hall 1+2 (1F) Welcoming Banquet

June 26

TIME PRIMUS Hall A (2F) GREENLAND Hall 1 (1F) GREENLAND Hall 3 (1F) PRIMUS Hall B (2F)

08:30-10:00
Cutting-Edge Research 

Trends in Rare Diseases  I
New Approaches and the 
Future in Gene Editing I

AI Empowering Drug 
Development for Rare 

Diseases I

Development and 
Application of Biobanks

10:00-10:30 Tea Break

10:30-12:00
Cutting-Edge Research 

Trends in Rare Diseases  II
New Approaches and the 
Future in Gene Editing II

AI Empowering Drug 
Development for Rare 

Diseases II

Unpacking Patient-Driven 
Rare Disease Research 

Innovation

12:00-14:00 Lunch / Poster Session / Satellite Meeting

14:00-15:30
Model Systems Used in Rare 

Diseases Research I
Gene Therapy: Challenges 

and Perspectives I
Clinical Advances in 

Gene Editing
Breakthroughs from Early-

Career Scientists

15:30-16:00 Tea Break

16:00-17:30
Model Systems Used in Rare 

Diseases Research II
Gene Therapy: Challenges 

and Perspectives II
Novel Targets for Small 

Molecules and Antibodies

Progress of the Hope for 
Rare Foundation’s Research 

Projects

19:00-21:00 Investigator-Patient Exchange Session / Rock Rare · Lawn Concert

Scientific Program

June 27

TIME PRIMUS Hall A (2F) GREENLAND Hall 1 (1F) GREENLAND Hall 1 (1F) PRIMUS Hall B (2F)

08:30-10:00
Undiagnosed Diseases  

& Medical Genetics I

RNA-Based Therapeutics: 
From Antisense 

Oligonucleotides to mRNAs I

Development of Vectors 
and Delivery System I

Regulatory Innovation in 
Advanced Therapies I

10:00-10:30 Tea Break

10:30-12:00
Undiagnosed Diseases  

& Medical Genetics II

RNA-Based Therapeutics: 
From Antisense 

Oligonucleotides to mRNAs II   

Development of Vectors 
and Delivery System II

Regulatory Innovation in 
Advanced Therapies II

12:00-14:00 Lunch / Poster Session / Satellite Meeting

14:00-15:30
Natural History & Clinical 

Management of 
Rare Diseases I

Clinical Advances in
 Gene Therapy I

Emerging Frontiers and 
Applications of 
Cell Therapy I

Driving Drug Development: 
Patient Organization and 

Foundation
15:30-16:00 Tea Break

16:00-17:30
Natural History & Clinical 

Management of 
Rare Diseases II

Clinical Advances in
 Gene Therapy II

Emerging Frontiers and 
Applications of 
Cell Therapy II

Driving Drug Development: 
Patient and Patient Family
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June 28

09:00-13:00
Academic Visit

Route 1: School of Life Sciences, Fudan University (Jiangwan Campus)

08:00-11:00 Route 2: National Children’s Medical Center | Fudan University Children’s Hospital

Friendly Reminder: For specific itinerary and departure arrangements on the site visit, please refer to the email notification you received. If you 
have any questions, you can inquire at the Convention Service Center located on the 1st Floor.

June 25 

09:00-12:00 PISCES Hall (1F)
Clinical Research Advances in 

Developmental and Epileptic Encephalopathies Symposium (Closed-Door)
Host: Chinese Organization for Rare Disorders

Symposiums

Satellite Meetings 

Special Photographic Exhibition:“ Face 2 Face: Portrait Exhibition for Rare Disease Patients ”

Rock Rare · Lawn Concert

June 26

08:30-12:00 QUBE  Hall (2F)
Duchenne Muscular Dystrophy Symposium

Hosts: Hope for Rare Foundation, Chinese Organization for Rare Disorders, 
China DUCHENNE Family Network

14:00-17:30 QUBE  Hall (2F)
Rare Diseases Research Symposium: From Bench to Bedside

Host: Institute of Medical Genetics and Genomics of Fudan University

June 27

08:30-12:00 QUBE  Hall (2F)
Rare Tumors Symposium

Host: Zhejiang Cancer Hospital

14:00-17:30 QUBE  Hall (2F)
Rare Diseases Symposium

Hosts: Liangzhu Laboratory & Children’s Hospital of Zhejiang University
 School of Medicine

June 26 

12:30-13:30 PRIMUS Hall A (2F) Biogen Satellite Meeting

June 27 

12:30-13:30 PRIMUS Hall A (2F) BerryGenomics Satellite Meeting

Curators: Hope for Rare Foundation & Chinese Organization for Rare Disorders       Opening Hours: June 25-27, 08:00-18:00
Venue: 2nd Floor, Convention Center (near the stairs)

Opening Hours: June 26, 19:00–21:00            Located at the Outdoor Camp of Greenland Primus Hotel. Subject to weather                  
                                                                                        changes; please confirm with the Service Center if needed.

Scientific Program
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Opening Ceremony
Emcee: Weier Ge  Deputy Head of Overseas Markets, Yicai Global

14:00-14:05 Gu Zheng Performance: Excerpt from Dream in Sleeves   
Performer: Hu Xiyao (living with a rare disease)    

14:05-14:14 
Remarks from the Hosts
Kevin Huang  Founder and CEO of Hope for Rare Foundation, Founder and President of Chinese  
                            Organization for Rare Disorders
Yi Wang  Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University

14:14-14:17 Conference Chairpersons Launched the Opening Ceremony
14:17-14:25 Remarks from the Guests

14:25-14:30 Medley Song: Daylily Flower and LAM Girl  
Performers: Manman, Momo, Chun Lu, Anyue, Wen Wang (all living with rare diseases)  

14:30-15:00
Keynote Speech
Turning Genes into Medicines
Katherine High   CEO, RhyGaze AG; Emeritus Professor, Perelman School of Medicine of the University of 
                                  Pennsylvania, and Children’s Hospital of Philadelphia

15:00-15:30 
Keynote Speech
Evaluating Rare Disease Treatments: Current Progress and Future Directions
Janet Woodcock  Former Acting Commissioner, U.S. Food and Drug Administration (FDA) Former Director,      
                                     FDA’s Center for Drug Evaluation and Research

15:30-16:00 
Keynote Speech
Kind Science and Gentle Technology: Serving the People
Yi Rao  Chair Professor, Peking University

16:00-16:30 
Keynote Speech
Exploring the Uncharted: Research Grants by Hope for Rare Foundation
Kevin Huang  Founder and CEO of Hope for Rare Foundation, Founder and President of Chinese  
                            Organization for Rare Disorders

16:30-17:05

Panel Discussion
Regulatory Innovation and International Collaboration for Advanced Therapies
Chair: Janet Woodcock 
Panelists:
Emmanuel Cormier  Head of Regulatory Science and Innovation Task Force, European Medicines Agency
Manabu Inoue   Chief Medical Officer, Pharmaceuticals and Medical Devices Agency, Japan
Yoko Aoi   Coordination Director, Office of Review Management, Pharmaceuticals and Medical Devices  
                     Agency, Japan
Yue Yang  Principal Investigator and Director of Center of Excellence for Translational and Regulatory  
                    Science, School of Pharmacy, Tsinghua University

17:05-17:40

Panel Discussion
United in Advancing Personalized Treatments for Ultra-Rare Diseases
Chair: Eileen Li  Senior Advisor, Chinese Organization for Rare Disorders
Panelists：
Javier García Cogorro  Founder and Secretary of Fundación Columbus; Founder and General Partner of  
                                              Columbus Venture Partners
AI Hawkins  Co-Founder & President, Amplo Biotechnology
Guangping Gao  Professor & Chair, Department of Genetic and Cellular Medicine, UMass Chan Medical   
                                  School; Past President, American Society of Gene & Cell Therapy
Juan Huang  Project Manager of Hope for Rare Foundation, Project Manager of Chinese Organization for  
                           Rare Disorders
Kevin Huang  Founder and CEO of Hope for Rare Foundation, Founder and President of Chinese  
                            Organization for Rare Disorders
Guangzuo Luo  Professor, China Medical University; Founder, Bionce Biotechnology

17:40-17:50 Appointment Ceremony of Scientific Advisory Board for Hope for Rare Foundation

Time: June 25, 14:00-17:50
Venue: GREENLAND Hall 1+2 (1F)

Scientific Program
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Welcoming Banquet
Emcee: Weier Ge Deputy Editor-in-Chief, Yicai Global

19:00-19:10

Opening Show
Choral Performance: A Little Red Flower
Performers: HopeSphere (all living with rare diseases)
Guitar and Medley Song: Dear You and Push Open the Door to the World
Performers: Wen Wang, Anyue, Zhenye Zhang (all living with rare diseases)

19:10-19:25

Remarks from the Hosts
Yi Wang  Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University
Kevin Huang  Founder and CEO of Hope for Rare Foundation, Founder and President of Chinese  
                            Organization for Rare Disorders
Xiaochun Cao  Co-Founder, Hope for Rare Foundation; Co-Founder, Executive Director and President,  
                              Tigermed

19:25-19:35 Traditional Sichuan Opera Performance

19:35-21:00 Banquet

Time: June 25, 2026 19:00-21:00
Venue: GREENLANE Hall 1+2 (1F)

Scientific Program
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Cutting-Edge Research Trends in Rare Diseases
   Chair: Yongchuan Zhu  Investigator, Shanghai Mental Health Center, Shanghai Jiao Tong University School of Medicine

08:30-09:00
Elemental Genetic Disorders: Advances, Opportunities and Challenges
Fudi Wang  Qiushi Distinguished Professor, Zhejiang University; Director of the Institute of Nutrition and 
                        Food Safety, Zhejiang University

09:00-09:30 Defining and Targeting Intrinsically Disordered Oncoproteins Across Interaction Networks and Condensates
Xiaokun Shu  Distinguished Professor and Xianghui Scholar at Fudan University

09:30-10:00 Molecular Diagnosis and Reproductive Intervention for Hereditary Rare Diseases
Yue-Qiu Tan  Vice President and Professor, CITIC-Xiangya Reproductive and Genetic Hospital

10:00-10:30    Tea Break

10:30-11:00
Molecular Pathogenesis and Translational Therapeutics for POLG-Related Disorders 
Xuefeng Zhu  Dean and Professor of the School of Basic Medical Sciences, North China University of Science  
                            and Technology

11:00-11:30 Stress Granule and Neurodegeneration 
Ge Bai  Qiushi Distinguished Professor, Zhejiang University

11:30-12:00 
Molecular Mechanisms of CDKL5 Deficiency Disorder 
Yongchuan Zhu​​  Investigator, Shanghai Mental Health Center, Shanghai Jiao Tong University School of  
                                  Medicine

New Approaches and the Future in Gene Editing
Chair: Chengqi Yi  Boya Professor, Peking University

08:30-09:00 Precise RNA Targeting and Manipulation 
Chengqi Yi  Boya Professor, Peking University

09:00-09:30
Early Life Genomic Therapies 
Tippi MacKenzie  Professor, Director of The Eli and Edythe Broad Center of Regeneration Medicine and Stem     
                                   Cell Research, Co-Director of the Center for Maternal-Fetal Precision Medicine, UCSF

09:30-10:00

From Gene Editing to New Frontiers: Advancing Cell and Gene Therapies
Wensheng Wei  Professor at the School of Life Sciences, the Biomedical Pioneering Innovation Center and  
                                the Peking University–Tsinghua University Joint Center for Life Sciences (Peking University), 
                                Director of the Genome Editing Research Center, Peking University;  Lead Scientist at  
                                Changping Laboratory

10:00-10:30    Tea Break

10:30-11:00 Precise Engineering of Genome Structures 
Hao Yin  Hongyi Distinguished Professor, Wuhan University

11:00-11:30 Enhancing Efficiency and Precision of Gene Editing for Genetic Disease Correction
Chun-Qing Song  Principal Investigator, Westlake University

11:30-12:00
Development and Application of Epigenetic Editing Tools 
Changyang Zhou  Principal Investigator, Center for Excellence in Brain Science and Intelligence 
                                     Technology / Institute of Neuroscience, Chinese Academy of Sciences

Time: June 26 08:30-12:00
Venue: PRIMUS Hall A (2F)

Time: June 26 08:30-12:00
Venue: GREENLAND Hall 1 (1F)

Scientific Program
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AI Empowering Drug Development for Rare Diseases
Chair: Lijia Ma  Leading Scientist, Changping Laboratory; Founder, Westlake Genetech

08:30-09:00

AI-Powered Discovery and Development of Drugs for Rare Diseases
Lee Jia  Academicians of International Eurasian Academy of Sciences, Academy of Toxicological Sciences,    
                European Academy of Sciences and Arts; Distinguished Professor, The First Affiliated Hospital,  
                Henan University

09:00-09:30 AI-Assisted Capsid Engineering for Next Generation Gene and Cell Therapy
Lijia Ma  Leading Scientist, Changping Laboratory​; Founder, Westlake Genetech

09:30-10:00 Rare Disease Drug Target Discovery and First-in-Class Drug Development
Cong Xu  Co-Founder and Chief Operating Officer, Drug Farm

10:00-10:30    Tea Break

10:30-11:00 AI for Life Science: From Biomolecules to Cells 
Stan Z. Li  Chair Professor in Artificial Intelligence, Westlake University; Chief Scientist, BioMap

11:00-11:30 

When Neuro Disorders Become Rare for AI: Overcoming Data Scarcity and Collection Complexity in Epilepsy
Alexander E. Hramov  Corresponding Member of the Russian Academy of Sciences; Director and Chief   
                                             Research Scientist of the Research Institute of Applied AI and  Digital Solutions at    
                                             Plekhanov Russian  University of Economics; Chief Research Scientist at Pirogov   
                                             National Medical and Surgical Center

11:30-12:00
Spatiotemporal Proteomics for Constructing Virtual Cell Models  
Tiannan Guo  Tenured Associate Professor, School of Medicine & School of Life Sciences, 
                             Westlake University; Special Adviser to the President of Westlake University

Time: June 26 08:30-12:00
Venue: GREENLAND Hall 3 (1F)

Development and Application of Biobanks
Chair: Yue Huang  Director, Human Brain & Tissue Bank, China National Clinical Research Center for Neurological Diseases

08:30-08:55
International Collaborative Cohort Studies of NHGRC
Xingyu Wang  Senior Researcher, National Human Genetic Resources Center; Senior Scientist, Beijing  
                             Hypertension League Institute

08:55-09:20 
Introduction to SMART National Biobank of China
Yiming Bao  Professor, Chief Technology Officer and Chief Operating Officer, National Biobank of China,   
                         Shenzhen Medical Academy of Sciences

09:20-09:45 
Human Brain Banking for Rare Neurological Disorders
Yue Huang  Director, Human Brain & Tissue Bank, China National Clinical Research Center for Neurological  
                        Diseases

09:45-10:10 Rare Disease Annotation System for Artificial Intelligence Diagnosis
Tieliu Shi  Professor, School of Life Sciences, East China Normal University

Time: June 26 08:30-10:10
Venue: PRIMUS Hall B (2F)

Scientific Program
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Unpacking Patient-Driven Rare Disease Research Innovation
Chair: Yeyang Su  Advisor, Hope for Rare Foundation; Independent Researcher

10:30-10:45
Participant and Caregiver Perspectives on Advanced Prenatal Therapies in Rare Disease
Emma Canepa  Clinical Trial Program Manager, Center for Maternal Fetal Precision Medicine, 
                                 and Program Manager, Center for Genome Surgery at UCSF

10:45-11:00
The Importance, for Good and for Bad, of Patient-Led Research for Rare Diseases
Heidi Carmen Howard  Senior Researcher, Chalmers University of Technology;  Head of ELSI, SciLifeLab,  
                                                Sweden

11:00-11:15 The Advantages and Challenges of Rare Disease Therapeutics Development in China
Xiao Xiao  Co-Founder, Hope for Rare Foundation; Co-Founder, Chairman & CSO, Belief BioMed Group

11:15-11:30 The Paradoxes of Patient-Driven Rare Diseases Research and Innovation
Yeyang Su  Advisor, Hope for Rare Foundation; Independent Researcher

11:30-12:00 Panel Discussion
Emma Canepa / Heidi Carmen Howard / Xiao Xiao / Yeyang Su

Time: June 26 10:30-12:00
Venue: PRIMUS Hall B (2F)

Time: June 26 14:00-17:30
Venue: PRIMUS Hall A (2F)

Model Systems Used in Rare Diseases Research
Chair: Zhefan Stephen Chen  Assistant Professor, School of Life Sciences, The Chinese University of Hong Kong

14:00-14:30
Research and Development of Innovative Therapies for Rare Diseases
Seng H. Cheng  Senior Vice President, Head of Research and Product Development, 
                                Alexion, AstraZeneca Rare Disease

14:30-15:00 

Modeling Rare Disease with Intellectual Disabilities in Rodents, Paving the Way from the Understanding 
Gene Function to Therapeutics
Yann Hérault  Exceptional Class Research Director, Centre National de la Recherche Scientifique (CNRS),  
                             France

15:00-15:30
Huntington Disease Animal Models and Treatments
Xiao-Jiang Li  Professor, Guangdong-HongKong-Macao Institute of CNS Regeneration, Jinan University;  
                             Director, Guangdong Key Laboratory of Non-Human Primate Research

15:30-16:00    Tea Break

16:00-16:30
From Genetic Targets to Therapeutic Strategies: Phenotypic Mapping and Translational Validation in Non-
Human Primate Models of Rare Diseases
Yuyu Niu  Dean of the Medical Faculty and Vice President of Kunming University of Science and Technology

16:30-17:00 From Fruit Flies to Human Minds: Neuronal Pruning and Its Implications in Autism 
Fengwei Yu  Distinguished Investigator, Temasek Life Sciences Laboratory, National University of Singapore

17:00-17:30 Modeling Repeat Expansion Diseases with Stem Cells: From Mechanism to Therapy
Zhefan Stephen Chen  Assistant Professor, School of Life Sciences, The Chinese University of Hong Kong

Scientific Program
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Time: June 26 14:00-17:30
Venue: GREENLAND Hall 1 (1F)

Gene Therapy: Challenges and Perspectives

             Chair: Guangping Gao  Professor & Chair, Department of Genetic and Cellular Medicine, UMass Chan Medical School;  
                                                            Past  President, American Society of Gene & Cell Therapy 

14:00-14:30 New AAV Technologies for CNS Gene Therapy  
Fengfeng Bei  Assistant Professor, Brigham and Women’s Hospital, Harvard Medical School

14:30-15:00 Gene Therapy for IQSEC2 Disease
Andrew Levy  Professor, Rappaport Faculty of Medicine, Technion Israel Institute of Technology

15:00-15:30

Gene Therapy for Hearing Loss: From Research and Development to Multicenter Clinical Implementation
Yilai Shu  Deputy Dean, Professor and Chief Physician, Eye & ENT Hospital of Fudan University; 
                   Director, Hereditary Deafness Diagnosis and Treatment Center, Eye & ENT Hospital of Fudan      
                    University; Director, Shanghai Key Laboratory of Gene Editing and Cell Therapy for Rare Diseases

15:30-16:00    Tea Break

16:00-16:30
Overcoming Gene Therapy Limitations to Achieve Safe and Efficient Gene Transfer in Genetic Rare Diseases
Giuseppe Ronzitti  Research Director, French Institute of Health and Medical Research (INSERM); 
                                      Director of the Research Strategy, Genethon

16:30-17:00
Human Gene Therapy: Challenges and Opportunities
Guangping Gao   Professor & Chair, Department of Genetic and Cellular Medicine,  UMass Chan Medical  
                                   School; Past President, American Society of Gene & Cell Therapy

17:00-17:30 Precision Silencing: The Therapeutic Potential of AAV-Delivered microRNA in Rare Neuromuscular Disorders
Rachel Salzman  CEO, Armatus Bio

Clinical Advances in Gene Editing
            Chair: Hui Yang  Principal Investigator and Director of the Gene Therapy Center at the Shanghai Institute of Materia  
                                             Medica, Chinese Academy of Sciences 

14:00-14:25 Development of in vivo Gene Editing Therapy
Yuxuan Wu  Co-Founder and CEO, YolTech Therapeutics

14:25-14:50 Arbor Biotechnologies: Leaders in Next Generation Gene Editing
Don Haut  Chief Business Officer, Arbor Biotechnologies

14:50-15:15
First-in-Human Results of HG204 CRISPR-Cas13 RNA-Editing Therapy for MECP2 Duplication Syndrome
Hui Yang  Principal Investigator and Director of the Gene Therapy Center at the Shanghai Institute of  
                    Materia Medica, Chinese Academy of Sciences

15:15-15:40 Advancing Innovative Gene Editing Therapies with tBE
Lijie Wang  Head of Scientific Innovation, CorrectSequence Therapeutics

Time: June 26 14:00-15:40
Venue: GREENLAND Hall 3 (1F)
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Novel Targets for Small Molecules and Antibodies
Chair: Qin Guo  VP, Head of Clinical Development Rare Disease, AstraZeneca R&D China

16:00-16:25 Hypophosphatasia (HPP) Drug Development Journey
Qin Guo  VP, Head of Clinical Development Rare Disease, AstraZeneca R&D China

16:25-16:50 Aligning Disease Biology with Therapeutic Platforms: Emerging Modalities for Rare Disorders
S. Pablo Sardi  Global Head, Rare Diseases Research, Sanofi

16:50-17:15 Neurofibromatosis Type 1, Langerhans Cell Histiocytosis and Luvometinib: From Science to Clinical Practise
Woody Tang  Chief Medical Officer, Global R&D Center, Fosun Pharma

17:15-17:40 Strategies for the Development of Orphan Drugs
Xia Chen  Chief Medical Officer of Tigermed

Time: June 26 16:00-17:40
Venue: GREENLAND Hall 3 (1F)

Time: June 26 14:00-15:40
Venue: PRIMUS Hall B (2F)

Breakthroughs from Early-Career Scientists
Chair: Min Tang  Associate Professor, Shanghai University of Traditional Chinese Medicine;

                                                                     Chief Scientist, Cyberiad Biotechnology (Shanghai) 

14:00-14:25

Development of High-Performance Mitochondrial Base Editors for Generation and Correction of mtDNA 
Disease Models
Liang Chen  Principal Investigator, Lingang Laboratory, Shanghai; Principal Investigator (Jointly Appointed),   
                         School of Pharmacy, East China Normal University

14:25-14:50 Molecular Basis of Human Preimplantation Developmental Failure
Wencheng Zhu  Junior Principal Investigator, Institute of Molecular Physiology, Shenzhen Bay Laboratory  

14:50-15:15
Go Beyond Building Virtual Cell with AI
Yu Li  Assistant Professor, Department of Computer Science and Engineering, The Chinese University of  
           Hong Kong

15:15-15:40
Biomanufactured Human Tissues for Cancer Research and Drug Discovery
Min Tang  Associate Professor, Shanghai University of Traditional Chinese Medicine; Chief Scientist,   
                    Cyberiad Biotechnology (Shanghai) 
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Time: June 26 16:00-17:40
Venue: PRIMUS Hall B (2F)

Progress of the Hope for Rare Foundation’s Research Projects
                                Chair: Juan Huang  Project Manager of Hope for Rare Foundation, 
                                                                         Project Manager of Chinese Organization for Rare Disorders

16:00-16:25

SPG35: Exploration from Clinical Practice to Gene Therapy
Li Cao  Director of the Departments of Neurology and Genetics & Rare Diseases, Shanghai Sixth People’s  
              Hospital Affiliated to Shanghai Jiao Tong University School of Medicine;​ Head of Shanghai  
               Neurological Rare Disease Biobank and Precision Diagnostic Technical Service Platform;​ 
               President of the Clinical Genetics Professional Committee, Shanghai Medical Doctor Association

16:25-16:50 Exploration of Gene Therapy for Autosomal Recessive Spinocerebellar Ataxia 20
Guangzuo Luo  Professor, China Medical University; Founder, Bionce Biotechnology

16:50-17:15 Development and Clinical Translation of Gene Therapy for Pediatric Rare Diseases
Yang Yang  Professor, State Key Laboratory of Biotherapy, Sichuan University

17:15-17:40

   Development of a Highly Efficient Compact CRISPR/Cas12j System Based on Protein Conservation
Yue Zhang  Principal Investigator of the Hundred Talents Program, Liangzhu Laboratory, 
                       Zhejiang University; Member of the Gene Editing Technology Branch, China Association of          
                        Medical Biotechnology; Deputy Director of the Cell and Gene Therapy Platform, 
                        Liangzhu Laboratory

Investigator–Patient Exchange Session
                                 Chair: Juan Huang Project Manager of Hope for Rare Foundation, 
                                                                        Project Manager of Chinese Organization for Rare Disorders

19:00-21:00

Panel Discussion
Guangping Gao  Professor & Chair, Department of Genetic and Cellular Medicine, UMass Chan Medical  
                                  School; Past President, American Society of Gene & Cell Therapy
Fengfeng Bei  Assistant Professor, Brigham and Women’s Hospital, Harvard Medical School
Wensheng Wei  Professor at the School of Life Sciences, the Biomedical Pioneering Innovation Center and   
                                the Peking University–Tsinghua University Joint Center for Life Sciences, Peking University;   
                                Director of the Genome Editing Research Center, Peking University; 
                                Lead Scientist at Changping Laboratory
Guangzuo Luo  Professor, China Medical University; Founder, Bionce Biotechnology
Yang Yang  Professor, State Key Laboratory of Biotherapy, Sichuan University
Wei Zhang  Associate Director of ASO Core Research, n-Lorem Foundation

Time: June 26 19:00-21:00
Venue: PRIMUS Hall A (2F)
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 Undiagnosed Diseases & Medical Genetics
Chair: Yi Wang Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University

08:30-09:00

The Story Behind the Discovery of Novel Causal Genes for Skeletal Dysplasia
Long Guo  Professor, Department of Laboratory Animal Science, School of Basic Medical Sciences, 
                      Xi’an Jiaotong University; Director, Center for Intelligent Healthcare Investigation of Rare  
                      diseases, Translational Medicine Institute, Xi’an Jiaotong University; Visiting Professor, 
                      Center of Medical Genetics, Northwest Women’s and Children’s Hospital

09:00-09:30 

AI-Powered RNA-Guided Diagnostics for Rare Diseases
Yi Xing  Francis West Lewis Chair, Children’s Hospital of Philadelphia;  Associate Chief Scientific Officer for  
               Omics, Technology & Engineering,  Children’s Hospital of Philadelphia; Professor, Department of  
               Pathology and Laboratory Medicine,   University of Pennsylvania

09:30-10:00 Modeling and Analysis of Novel Gene Functions in Human Hereditary Diseases
Feng Zhang  Professor, Institute of Medical Genetics and Genomics, Fudan University

10:00-10:30    Tea Break

10:30-10:55 Common Paediatric Imprinting Diseases: Diagnostic Challenge and Management
Ho-Ming Luk  Chief of Service, Department of Clinical Genetics, Hong Kong Children’s Hospital

10:55-11:20 Implementation of a Multicenter Project for the Diagnosis of Complex Birth Defects
Yi Wang   Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University 

11:20-11:45
Interpretable Diagnosis of Neuropsychiatric Disorders from Resting-State fMRI: Biologically Inspired Feature 
Selection and Contrastive Disentanglement
Semen A. Kurkin  Principal Investigator at Plekhanov Russian University of Economics

11:45-12:10
Advances in Screening and Genetic Research of Disorders of Sex Development (DSD)
Hongwei Jiang   Professor and Chief Physician, Vice President of the First Affiliated Hospital and Vice Dean                 
                                 of the Clinical Medical College of Henan University of Science and Technology

RNA-Based Therapeutics: From Antisense Oligonucleotides to mRNAs
Chair: Oxana Iliach Vice Chair of Regulatory Scientific Committee, International Rare Disease Research Consortium  
                                       (IRDiRC); Senior Director of Regulatory Strategy, Certara

08:30-09:00

RNA-Based Therapeutics
Daniel Scherman Director, French Foundation for Rare Diseases; Head of the Scientific Secretariat of  
                                     International Rare Disease Consortium (IRDiRC); Head of the Medicine and Life Science  
                                     Division of the European Academy of Science

09:00-09:30 A Non-Profit ASO Biotech is Transforming the Landscape of Personalized Medicines
Wei Zhang   Associate Director of ASO Core Research, n-Lorem Foundation

09:30-10:00 Accelerating Genetic Disease Drug Development Through Patient Partnership in China
James Li   Co-Founder and President, GondolaBio

10:00-10:30    Tea Break

10:30-11:00

Nucleic Acid Drug
Weihong Tan  Academician of the Chinese Academy of Sciences; Director of the Hangzhou Institute of  
                            Medicine, CAS; Dean of the Cancer Hospital Affiliated with Hangzhou Institute of Medical  
                            Sciences, CAS

11:00-11:30   New Avenues Towards Nucleic Acids Therapeutics
Yu Wang  Principal Investigator, Shenzhen Institute of Advanced Technology, Chinese Academy of Sciences

11:30-12:00 ASO-Mediated Upregulation of JAGGED1 Protein for Potential Treatment of Alagille Syndrome
Lingdong Kong Senior Director, Head of Clinical Development, Suzhou Arnatar Therapeutics Co., Ltd.

Time: June 27 08:30-12:10
Venue: PRIMUS Hall A (2F)

Time: June 27 08:30-12:00
Venue: GREENLAND Hall 1 (1F)
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Development of Vectors and Delivery System
Chair: Bowen Li  Associate Professor, University of Toronto; Canada Research Chair in RNA Vaccines and Therapeutics;
                                  GSK Chair in Pharmaceutics and Drug Delivery

08:30-08:55
Navigating AAV Gene Therapy Commercial Manufacturing: An Integrated Framework from Process 
Bottlenecks to Regulatory Release 
Suli Liu  Project Leader, Shanghai OBiO Technology (Group) Corp., Ltd.

08:55-09:20
Biomimetic Glycan Repair for Precision AAV Engineering: From Deciphering Natural Glycosylation to 
Programmable Gene Therapy
Chuanling Zhang  Associate Researcher, School of Pharmacy, Peking University

09:20-09:45 Dyno Therapeutics: Advancing AI and Delivery Frontiers to Empower Patients with Genetic Agency
Eric Kelsic  CEO and Co-Founder, Dyno Therapeutics

09:45-10:10 AAV Capsid Engineering and Application
Ye Bu  CSO, PackGene Biotech

10:10-10:30    Tea Break

10:30-11:00 
Development of Gene Therapy Technologies for Brain Disorders
Zhonghua Lu  Principal Investigator, Shenzhen Institute of Advanced Technology, 
                             Chinese Academy of Sciences

11:00-11:30
AI-Driven Development of Lipid Nanoparticles for mRNA Delivery and Gene Therapy 
Bowen Li  Associate Professor, University of Toronto;  Canada Research Chair in RNA Vaccines and   
                     Therapeutics; GSK Chair in Pharmaceutics and Drug Delivery

11:30-12:00 Nonionic Nucleic Acid Delivery System
Hongzhang Deng  Professor, Xidian University

Time: June 27 08:30-12:00
Venue: GREENLAND Hall 3 (1F)
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Regulatory Innovation in Advanced Therapies
Chair: Janet Woodcock Former Acting Commissioner, U.S. Food and Drug Administration (FDA)

                                 Former Director, FDA’s Center for Drug Evaluation and Research

08:30-09:00 Advancing Innovation in Rare Diseases: Insights from the European Medicines Agency
Emmanuel Cormier  Head of Regulatory Science and Innovation Task Force, European Medicines Agency

09:00-09:30 
Addressing the Evidence Scarcity in Rare Disease: The Bayesian Rare-Disease Integration of Evidence Framework (BRIEF)
Jaime Caro  Professor (adj), McGill University; Professor in Practice, London School of Economics; Chief Scientist,  
                         Evidera-Thermo Fisher Scientific

09:30-10:00 
Advancing the Development of Gene Therapy for Rare Disorders
Peter Marks  Senior Vice President of Molecule Discovery and Head of Infectious Diseases, Eli Lilly and Company;
                          Former Director, Center for Biologics Evaluation and Research, U.S. Food and Drug Administration

10:00-10:30    Tea Break

10:30-11:00 Accelerating Patient Access to Advanced Therapies for Rare Diseases: A PMDA Regulatory Science Perspective
Manabu Inoue  Chief Medical Officer, Pharmaceuticals and Medical Devices Agency, Japan

11:00-11:30
Current Status and Prospects of Patient-Centered Policies for Rare Disease Drug Registration and Medical Insurance 
Access 
Yue Yang  Principal Investigator and Director of Center of Excellence for Translational and Regulatory Science, 
                    School of Pharmacy, Tsinghua University

11:30-12:00
Advancing Drug Development in Rare Diseases: Regulatory Challenges, Evidence Generation, and Innovation
Antonella Isgrò  Senior Clinical Assessor, Italian Medicines Agency;
                                 Member of the Haematology Working Party, European Medicines Agency

Natural History & Clinical Management of Rare Diseases
Chair: Zhi-Ying Wu Qiushi Distinguished Professor, Zhejiang University; Director, Department of Medical Genetics and Center for Rare  
                                       Diseases, Second Affiliated Hospital, Zhejiang University School of Medicine; Director, Zhejiang Provincial Key  
                                       Laboratory of Precision Diagnosis and Treatment and  Clinical Translation of Rare  Diseases

14:00-14:30
Rubinstein-Taybi Syndrome (RSTS): Natural History, Management and Treatment
Oliver Bartsch Retired Associate Professor in Human Genetics, University Medical Center Mainz, 
                              Johannes Gutenberg University Mainz

14:30-15:00 
Natural History and Population-Specific Integrated Staging System of Chinese Patients with Huntington’s Disease
Zhi-Ying Wu Qiushi Distinguished Professor, Zhejiang University Director, Department of Medical Genetics and Center   
                         for Rare Diseases, Second Affiliated Hospital, Zhejiang University School of Medicine Director, Zhejiang  
                         Provincial Key Laboratory of Precision Diagnosis and Treatment and Clinical Translation of Rare Diseases

15:00-15:30 
CADASIL: A Paradigmatic Genetic Small Vessel Disease
Hugues Chabriat  Professor of Neurology, Head of the Translational Neurovascular Center, Coordinator of the National  
                                     Reference Center for Rare Cerebrovascular and Ocular Diseases (CERVCO), Lariboisière Hospital,  
                                     Université Paris Cité

15:30-16:00    Tea Break

16:00-16:30 

Case-Driven Natural History Study: Exploring the Clinical Phenotypic Spectrum and Precision Interventions in WFS1-
Related Disorders
Yu Ding  Associate Chief Physician and Deputy Director, Department of Endocrinology and Metabolism, 
                 Shanghai Children’s Medical Center, Shanghai Jiao Tong University School of Medicine / National Children’s    
                 Medical Center (Shanghai)

16:30-17:00 
High Risk Screening and Gene Therapy in Children with Fabry Disease in China
Jianhua Mao Dean and Professor of Department of Nephrology and Urology, President of Children’s Hospital of  
                            Zhejiang University School of Medicine

17:00-17:30 Epigenetics and Predictive Modeling in the Clinical Cohort of Facioscapulohumeral Muscular Dystrophy (FSHD)
Zhiqiang Wang  Chief Physician and Professor, The First Affiliated Hospital of Fujian Medical University

Time: June 27 08:30-12:00
Venue: PRIMUS Hall B (2F)

Time: June 27 14:00-17:30
Venue:  PRIMUS Hall A (2F)
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Clinical Advances in Gene Therapy
Chair: Xiao Xiao Co-Founder, Hope for Rare Foundation; Co-Founder, Chairman & CSO, Belief BioMed Group

14:00-14:30

Developing Brain-Penetrable AAV Gene Therapy for Succinic Semialdehyde Dehydrogenase Deficiency 
(SSADHD)
Henry Lee  Senior Scientist of FM Kirby Neurobiology Center, Assistant Director of Experimental      
                       Neurophysiology Core, Preclinical Science Program Manager of Translational Neuroscience  
                       Center, Boston Children’s Hospital, Harvard Medical School

14:30-15:00 

Development of the Next Generation of AAV Vector for Spinal Muscular Atrophy
Weidong Xiao  Professor of Pediatrics, Grzegorz Nalepa Scholar for Molecular Therapy, and Associate  
                              Director of the Gene and Cell Therapy Program at the Herman B Wells Center for Pediatric  
                              Research, Indiana University

15:00-15:30 Toward a Pilot Gene Therapy Trial for ColQ Congenital Myasthenic Syndrome
AI Hawkins  Co-Founder & President, Amplo Biotechnology

15:30-16:00    Tea Break

16:00-16:30 Gene Therapy for Rare Diseases: Our Experience in China
Xiao Xiao    Co-Founder, Hope for Rare Foundation; Co-Founder, Chairman & CSO, Belief BioMed Group​

16:30-17:00
rAAV Gene Therapy of Fabry Disease 
Biao Dong  Professor, State Key Laboratory of Biotherapy, Sichuan University;
                       Chairman, Sichuan Real&Best Biotech

17:00-17:30
Targeting the Most Common Deafness Gene GJB2: A Milestone Breakthrough from R&D to First-in-Human 
Clinical Trial
Hongxing Wang  Chief Technology Officer, Euhearing Therapeutics

Time: June 27 14:00-17:30
Venue:  GREENLAND Hall 1 (1F)

Emerging Frontiers and Applications of Cell Therapy
Chair:  Lizhao Feng Principal Investigator, Oujiang Laboratory

14:00-14:30
Human iPSC-Based Cell Therapy Development for Canavan Disease
Yanhong Shi  Professor and Chair, Department of Neurodegenerative Diseases, 
                           Beckman Research Institute of City of Hope

14:30-15:00

Therapeutic Effects of Stem Cells and Exosomes in the Treatment of Amyotrophic Lateral Sclerosis (ALS) 
and Autism
Zhongmin Liu  Dean of the Institute of Disaster Medicine Engineering at Tongji University; Tenured   
                               Professor and Honorary President of Shanghai East Hospital Affiliated to Tongji University;  
                               Foreign Member  of the Russian Academy of Engineering

15:00-15:30 Muscle Stem Cell Therapy of Duchenne Muscular Dystrophy 
Ping Hu  Principal Investigator and Professor, Guangzhou National Laboratory

15:30-16:00    Tea Break

16:00-16:30 The Application of EPC in Acute Ischemic Stroke
Yuchun Gu  Chief Scientist at Allife Medicine

16:30-17:00 
Development of Universal iPSC-Based Cell Therapy for Neurological Diseases
Shuning Zhang  Senior Vice President, Medical and Clinical Affairs, 
                                 Zhejiang Hopstem Bioengineering Company Limited

17:00-17:30 Turnover and Replacement of Microglia: From Bench to Clinical Therapies
Bo Peng  Distinguished Professor at Fudan University

Time: June 27 14:00-17:30
Venue:  GREENLAND Hall 3 (1F)
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Driving Drug Development: Patient Organization and Foundation
Chair: Linguo Li  Director of Public Policy Research Center of Rare Diseases at the Chinese Organization for Rare Disorders

14:00-14:25
Fundación Columbus: A Non-for-Profit Model to Accelerate Treatments for Ultra-Rare Diseases
Javier García Cogorro  Founder and Secretary of Fundación Columbus; Founder and General Partner of 
                                              Columbus Venture Partners

14:25-14:50 
The Importance of Collaboration and Shared Responsibility for Gene Therapy Sustainability
Sean Russell  Managing Partner, PrimeRA Pharma Partners LLP; Head of Regulatory Affairs, Fondazione  
                            Telethon ETS; Board of Trustees, Eyes on the Future

14:50-15:15 Patient‑Driven Innovation for Rare Diseases: The AFM‑Téléthon Model
Jean-François Briand  Director, Operations and Scientific Innovation, AFM-Téléthon

15:15-15:40
Advances in New Drug Development for Mucinous Tumors
Zhenglong Sun  Principal Investigator, Interdisciplinary Research Group on Microscopic Imaging and Drug  
                                 Development, Shenzhen Bay Laboratory

Time: June 27 14:00-15:40
Venue:  PRIMUS Hall B (2F)

Driving Drug Development: Patient and Patient Family
Chair: Linguo Li  Director of Public Policy Research Center of Rare Diseases at the Chinese Organization for Rare Disorders

16:00-16:25
By Patients, For Patients ™ : The Roles, Practices and Challenges of Patient-Driven Orphan Drug 
Development
Richard Yang  Rare Disease Patient; Founder and Chairman, Reflection Biotechnologies

16:25-16:50 From Diagnosis to Cure: Building a Patient-Driven Gene Therapy Program for CTNNB1 Syndrome
Špela Miroševič  Co-Founder and CEO, CTNNB1 Foundation

16:50-17:15 Personalized Medicine, Ultra Rare, and AI
Yiwei She  Founder and CEO, TNPO2 Foundation

17:15-17:40 A Journey To Cure Michael
Terry Pirovolakis  Founder, CureSPG50 Founder and CEO, Elpida Therapeutics

Time: June 27 16:00-17:40
Venue:  PRIMUS Hall B (2F)
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Clinical Research Advances in Developmental and Epileptic Encephalopathies Symposium (Closed-Door)
Host: Chinese Organization for Rare Disorders

Chair: Bo Zhu  Senior Advisor, Chinese Organization for Rare Disorders

08:30-09:00
China’s Rare Disease Cause and Industry: Policy Journey and Future Prospects
Qi Kang  Deputy Director of the Department of Health Policy Research, 
                  Shanghai Health Development Research Center (Shanghai Medical Information Center)

09:00-09:30
Advances in the Diagnosis and Treatment of Developmental and Epileptic Encephalopathy
Yuwu Jiang  Director of the Children’s Medical Center and Pediatric Epilepsy Center, Peking University  
                         First Hospital; Dean of the Department of Pediatrics, Peking University Health Science Center

09:30-10:00 Cohort Study of Epilepsy-Related Rare Diseases
Yi Wang  Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University 

10:00-10:30    Tea Break

10:30-11:00 A Journey of Supporting Patients with Dravet Syndrome
Ling Zhao  Founder of Volunteers Group for Chinese Dravet Syndrome Patients

11:00-12:00 Panel Discussion

Time: June 25 08:30-12:00
Venue: PISCES Hall (1F)
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Duchenne Muscular Dystrophy Symposium
Hosts: Hope for Rare Foundation, Chinese Organization for Rare Disorders, 

China DUCHENNE Family Network
Chair: Xinyue Han   Parent of a Child with Duchenne Muscular Dystrophy (DMD); Member of the Committee, China  
                                        DUCHENNE Family Network  

08:30-08:40
Opening Remarks by the Host
Kevin Huang  Founder and CEO of Hope for Rare Foundation, Founder and President of Chinese  
                            Organization for Rare Disorders

08:40-09:00 

Two-Year Results from the Phase 1/2 Study of GNT0004, An AAV-Based Gene Therapy for Duchenne 
Muscular Dystrophy
Giuseppe Ronzitti  Research Director, French Institute of Health and Medical Research (INSERM); Director of  
                                       the Research Strategy, Genethon

09:00-09:20

AAV Directed Gene Therapy of DMD with Full Dystrophin Functions
Weidong Xiao   Professor of Pediatrics, Grzegorz Nalepa Scholar for Molecular Therapy, and Associate  
                               Director of the Gene and Cell Therapy Program at the Herman B Wells Center for Pediatric  
                               Research, Indiana University 

09:20-09:40 Progress in the Development of AAV Gene Therapy for Duchenne Muscular Dystrophy
Yang Yang  Professor, State Key Laboratory of Biotherapy, Sichuan University

09:40-10:00    DMD IIT and Phase 1/2 Study Exploring an Engineered Muscle Tropic AAV Capsid and a Novel Minigene
Xiao Xiao  Co-Founder, Hope for Rare Foundation; Co-Founder, Chairman & CSO, Belief BioMed Group

10:00-10:20 Tea Break

10:20-10:40
Safety and Efficacy of LE051: An Endogenous ADAR-Based RNA Editing Therapy for Duchenne Muscular 
Dystrophy
Junyuan Han  Vice President of Research and Development, Leaperbio Inc.

10:40-11:00 Targeting Epigenetics: Chidamide’s Potential and Clinical Outlook for Duchenne Muscular Dystrophy (DMD)
Song Shan  Vice President, Early Stage Research, R&D Center, Shenzhen Chipscreen Biosciences Co., Ltd.

11:00-12:00 

Panel Discussion
Chair: Xuehui Xiao  Parent of a Child with Duchenne Muscular Dystrophy (DMD); Member of the Committee,  
                                       China DUCHENNE Family Network
Panelists: 
Shekhar Natarajan  Vice President of International Regulatory Affairs and Policy, Dyne Therapeutics; 
                                        Chair of Therapies Scientific Committee, International Rare Disease Research  
                                        Consortium (IRDiRC); Chair of R&D Focus Group, European Confederation of 
                                        Pharmaceutical  Entrepreneurs (EUCOPE)
Cuijin Wang  Attending Physician, Department of Neurology, Shanghai Children’s Medical Center,  
                          Shanghai Jiao Tong University School of Medicine
Giuseppe Ronzitti / Weidong Xiao / Yang Yang / Junyuan Han / Song Shan

Time: June 26 08:30-12:00
Venue: QUBE Hall (2F)
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Rare Diseases Research Symposium: From Bench to Bedside     
Host: Institute of Medical Genetics and Genomics of Fudan University

Chairs: Yu An  Associate Professor and Director of Training Division,  Institute of Medical Genetics and Genomics of Fudan    
                            University; Associate Professor, Human Phenome Institute of Fudan University
                Chenji Wang  Associate Professor, School of Life Sciences, Fudan University

14:00-14:25

FBXW4 Mutations Induced Over-Degradation of a RNA Binding Protein CCT5 Disrupts the Skeletal 
Development
Hongyan Wang  Dean of the Institute of Metabolism and Integrative Biology at Fudan University, Professor 
                                 at the Obstetrics and Gynecology Hospital Affiliated with Fudan University

14:25-14:50 Genetic Determinants of Human Oocyte/Embryo Defects
Qing Sang  Professor, Institute of Biomedical Sciences, Fudan University

14:50-15:15 
Decoding the Molecular Landscape of Epileptogenic Foci
Yu An  Associate Professor and Director of Training Division,  Institute of Medical Genetics and Genomics of  
             Fudan University; Associate Professor, Human Phenome Institute of Fudan University

15:15-15:40    Proteostasis Dysregulation and Neurodevelopmental Disorders
Chenji Wang  Associate Professor, School of Life Sciences, Fudan University

15:40-16:00 Tea Break

16:00-16:25
Implementation of the Chinese Children Genetic Kidney Disease Database in China
Hong Xu  Professor and Discipline Leader of Nephrology, Renal Transplantation, and Rheumatology,    
                   Children’s Hospital of Fudan University

16:25-16:50
Unsolved Mysteries of Immune-Related Diseases: A Clinical Perspective
Xiaochuan Wang  Director and Professor, Department of Allergy and Clinical Immunology,
                                     Children’s Hospital of Fudan University  

16:50-17:15
Novel Mechanistic Insights into Genetic Hypotrichosis
Ming Li  Administrative Director and Chief Physician, Department of Dermatology, 
                 Children’s Hospital of Fudan University

17:15-17:40 Clinical Hereditary Disease Testing System & ISoGenetic Intelligent Platform
Li Zhang   Director of Bioinformatics, Fujungenetics Technologies Inc.

Time: June 26 14:00-17:40
Venue: QUBE Hall (2F)
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Rare Tumors Symposium
Host: Zhejiang Cancer Hospital

Chairs: Huarong Tang Chief Physician, Zhejiang Cancer Hospital
               Qiang Wen Deputy Director (Acting) of the Pediatric Oncology Department and Associate Chief Physician at  
                                       Zhejiang Cancer Hospital

08:30-08:55

Pimicotinib Versus Placebo for Tenosynovial Giant Cell Tumour (MANEUVER): An International, 
Randomised, Placebo-Controlled, Phase 3 Trial
Xiaohui Niu  Director of Bone and Soft Tissue Tumor Diagnosis and Treatment Research Center, Beijing   
                          Jishuitan Hospital

08:55-09:20 Non-Viral Gene Therapy Strategies for Rare Diseases
Jie Song  Principal Investigator, Hangzhou Institute of Medicine, Chinese Academy of Sciences

09:20-09:45 
Prospects for Cervical Tumor Interception Strategies in Peutz-Jeghers Syndrome
Yu Kang  Chief Physician and Director of the Phase I Clinical Trial Unit, Obstetrics & Gynecology Hospital of  
                   Fudan University

09:45-10:10
WGAN-Enhanced Dual-Stream GCN for Proteomics Uncovers Diagnostic Biomarkers of Gastric-Type 
Adenocarcinoma of the Uterine Cervix
Huarong Tang  Chief Physician, Zhejiang Cancer Hospital

10:10-10:30 Tea Break

10:30-10:55    Antibody Drug Conjugates for Treating Childhood Cancers
   Peng Guo  Professor, Hangzhou Institute of Medicine, Chinese Academy of Sciences

10:55-11:20
   Salivary Gland Cancer: Past and Present
   Meiyu Fang   Chief Physician, Professor and Director of the Department of Head and Neck and Rare  
                             Cancers, Zhejiang Cancer Hospital

11:20-11:45 Progress in the Diagnosis and Treatment of Langerhans Cell Histiocytosis
Yamin Tan  Director and Chief Physician of the Hematology Department, Zhejiang Cancer Hospital

11:45-12:10
Diagnosis, Treatment and a Case Report of Uterine Adenosarcoma in Children
Qiang Wen  Deputy Director (Acting) of the Pediatric Oncology Department and Associate Chief Physician  
                        at Zhejiang Cancer Hospital

Time: June 27 08:30-12:10
Venue: QUBE Hall (2F)
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Rare Diseases Symposium
Hosts: Liangzhu Laboratory & Children’s Hospital of Zhejiang University School of Medicine

Chairs: Xudong Fu    Principal Investigator of the Hundred Talents Program, Liangzhu Laboratory, Zhejiang University
               Liang Gong   Principal Investigator of the Hundred Talents Program, Liangzhu Laboratory, Zhejiang University

14:00-14:30 AI-Driven Therapeutic Antisense Oligonucleotide for Processing-Deficient Progeroid Laminopathies
Ning Shen  Principal Investigator of the Hundred Talents Program, Liangzhu Laboratory, Zhejiang University

14:30-15:00 From Enzyme Replacement to Functional Cure: Exploring Gene Therapy for Fabry Disease
Zhihong Lu  Chief Physician, Children’s Hospital of Zhejiang University School of Medicine

15:00-15:30
The Role of Epigenetic Factor SP100 in HGPS and Aging
Xudong Fu  Principal Investigator of the Hundred Talents Program, 
                        Liangzhu Laboratory, Zhejiang University

15:30-16:00 Tea Break

16:00-16:30 Exploration of the Safety and Efficacy of Gene Therapy for Mucolipidosis Type IV
Xin Zhang  Chief Physician, Children’s Hospital of Zhejiang University School of Medicine

16:30-17:00

Sequential Sequencing Reveals the Architecture and Complexity of Genomic Variants in Patients with 
Alport Syndrome
Liang Gong  Principal Investigator of the Hundred Talents Program, 
                          Liangzhu Laboratory, Zhejiang University

17:00-17:30

Precision Diagnosis and Treatment of Rare Diseases: Insights from the Natural History and Cohort Studies 
of Spinal Muscular Atrophy
Shanshan Mao  Chief Physician and Professor, Children’s Hospital of Zhejiang University School of        
                                 Medicine

Time: June 27 14:00-17:30
Venue: QUBE Hall (2F)

Symposiums
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Time: June 26 12:30-13:30
Venue: PRIMUS Hall A (2F)

Time: June 27 12:30-13:30
Venue: PRIMUS Hall A (2F)

Biogen Satellite Meeting

Chair: Yi Wang  Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University  

12:30-12:35 Opening Remarks
Yi Wang  Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University  

12:35-13:00
Beyond the Natural History: An Evidence-Based Analysis of Long-Term Treatment Benefits in SMA
Shanshan Mao  Chief Physician and Professor, Children’s Hospital of Zhejiang University School of  
                                 Medicine 

13:00-13:25 Every Neuron Matters: Long-Term Benefits of Nusinersen in Patients with Type 1 SMA
Yunhong Wu  Chief Physician and Director of the Department of Neurology, Shanxi Children’s Hospital

13:20-13:30 Closing Remarks
Yi Wang  Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University

BerryGenomics Satellite Meeting

Chair: Yi Wang  Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University

12:30-12:35 Opening Remarks
Yi Wang  Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University  

12:35-13:00

Precision Diagnosis and Treatment of Hereditary Deafness
Yilai Shu  Deputy Dean, Professor and Chief Physician, Eye & ENT Hospital of Fudan University;
                    Director, Hereditary Deafness Diagnosis and Treatment Center, Eye & ENT Hospital of Fudan      
                    University; Director, Shanghai Key Laboratory of Gene Editing and Cell Therapy for Rare Diseases

13:00-13:25
Applications of Artificial Intelligence in Genetic Disease Diagnosis and Genetic Counseling
Yulin Jiang  Director of Prenatal Diagnosis Center, Deputy Director of Obstetrics Center, Peking Union  
                        Medical College Hospital

13:25-13:30 Closing Remarks
Yi Wang  Director, National Children’s Medical Center; President, Children’s Hospital of Fudan University  

Satellite Meetings
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