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RAZIONALE 

Gene therapy is rapidly reshaping the management of inherited hemoglobin disorders, parƟcularly β-thalassemia and 
sickle cell disease (SCD). The recent clinical implementaƟon of gene-based therapeuƟc strategies represents one of the 
most important advances in hematology and rare diseases, opening new perspecƟves for potenƟally curaƟve 
treatments. 
 
Several gene therapy approaches have now entered clinical pracƟce, demonstraƟng significant efficacy in reducing 
transfusion burden, improving quality of life, and modifying disease progression. At the same Ɵme, important 
challenges remain regarding paƟent selecƟon, access to therapies, long-term safety, sustainability, and integraƟon into 
healthcare systems. 
 
This ECM webinar aims to provide clinicians, hematologists, pediatricians, transfusion specialists, researchers, and 
healthcare professionals with an updated overview of the current status of gene therapy for thalassemia and sickle cell 
disease, with a parƟcular focus on clinical applicaƟon, paƟent management, and future therapeuƟc developments. 
 
The programme will bring together leading Italian experts acƟvely involved in translaƟonal research and clinical 
implementaƟon of advanced therapies for hemoglobinopathies. ParƟcular aƩenƟon will also be dedicated to emerging 
next-generaƟon technologies, including gene ediƟng and innovaƟve in vivo therapeuƟc plaƞorms, which are expected 
to further expand treatment opportuniƟes in the coming years. 
 
The webinar intends to promote mulƟdisciplinary discussion and strengthen scienƟfic collaboraƟon in the field of 
advanced therapies for rare hematological diseases 
 
COURSE TARGET AUDIENCE: 
Medical Doctor 
• Hematology 
• Internal Medicine 
• Pediatricians 
 
Biologist 
• Biologist 
Biomedical Laboratory Technician 
• Biomedical Laboratory Technician 
Nurse 
• Nurse 
 
OBJECTIVE: 
1. Understand the principles and potenƟal impact of gene ediƟng and innovaƟve therapeuƟc strategies for 
hemoglobinopathies 
2. Discuss key clinical, organizaƟonal and mulƟdisciplinary aspects related to paƟent selecƟon, treatment pathways 
and long-term follow-up 
3. Describe the current clinical applicaƟons of gene therapy in β-thalassemia and other inherited hemoglobinopathies 



 

  

4. Analyze access, sustainability, registry development and healthcare integraƟon challenges for advanced therapies 
across different healthcare systems 

 
SCIENTIFIC PROGRAM 

16:00 – 16:10 
Opening Remarks and IntroducƟon 
Chair: A. Maggio 
 
16:10 – 16:35 - FIRST SESSION 
Chair: A. Maggio 
 
16:10 – 16:35 Gene Therapy for β-Thalassemia: Current Clinical ApplicaƟons 
M. Algieri 
 
16:35 – 17:00 - SECOND SESSION 
Chair: M. Algeri  
 
16:35 – 17:00 Gene EdiƟng and InnovaƟve Strategies for Hemoglobinopathies 
M. Napolitano 
 
17:00 – 17:25 - THIRD SESSION 
Chair: M. Napolitano 
 
17:00 – 17:25 TranslaƟonal Research and Future TherapeuƟc Plaƞorms in congenital aplasƟc anemia 
J.A. Bueren 
 
17:25 – 17:50 Round Table Discussion 
Chair: A. Maggio 
 
Access, Sustainability and Future PerspecƟves for Advanced Therapies in Italy with the parƟcipaƟon of 
panelists 
Discussion topics: 
• NaƟonal organizaƟon of gene therapy networks  
• Equity of access to advanced therapies  
• Long-term follow-up and registries  
• Future integraƟon into healthcare systems  
 
17:50 – 18:00 Conclusions and final remarks 
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