
 

 

Lessons learned and further road to the therapies of 

genetic neurological disorders. 

What we have, unmet needs and future perspectives 

 

AND 

 

XXXII Ottorino Rossi Award 
 

 

  IRCCS Mondino Foundation, Berlucchi Hall - November 18, 2022 

The event will take place in hybrid form 
 

 

The starting point and inspiration for the scientific programme is the lecture by Prof. Muntoni, who will explain 

how, in recent years, translational research has managed to find a cure for spinal muscular atrophy, an extremely 

severe genetic disease that was long considered incurable. This was achieved through a combination of deep 

phenotyping, better understanding of the disease pathogenesis, and the development of innovative technologies 

aimed at correcting the underlying gene defect. Research into other dramatic neuromuscular diseases, such as 

Duchenne muscular dystrophy, on the other hand, has not yet been translated into effective therapeutic strategies, 

highlighting the existence of conceptual and methodological difficulties that  remain hard to overcome.  

The conference will highlight recent advances, unmet needs, and future perspectives in the quest for novel 

therapeutic strategies, looking at key examples in the fields of paediatric and adult inherited neurological 

disorders. Prof. Muntoni’s lecture will be followed by two general lectures, the first dealing with the difficulties 

in designing clinical trials in rare diseases (especially those of childhood), and the second providing an overview 

of innovative technologies for the diagnosis and treatment of hereditary disorders. In the afternoon session, 

lectures will cover four neurological disease types (frontotemporal dementia, amyotrophic lateral sclerosis, 

metabolic diseases, and Parkinson’s disease), focusing on their genetic basis, pathogenetic mechanisms, and most 

importantly, on current and novel therapeutic perspectives, whose development, although still conditioned by 

criticalities and difficulties, is destined to change the natural history of these still incurable conditions. 

 

8.45 Registration and welcome coffee 

 

9.30 Greetings from the Authorities 

 

XXXII OTTORINO ROSSI AWARD CEREMONY 

 

9.45 Presentation of the Winner 

 Angela Berardinelli - Research Unit of Neuromuscular Diseases of Childhood and Adolescence, 

 IRCCS Mondino Foundation (Pavia) 

 

10.00 Lecture by the Winner 

 Lesson learned from novel therapies for childhood neuromuscolar disorders 

 Francesco Muntoni - Dubowitz Neuromuscular Centre, University College London (UCL, London) 

 

11.00 Delivery of the Prize 

 Francesco Svelto (President) and Roberto Bergamaschi (Scientifc Director), IRCCS Mondino 

 Foundation (Pavia) 



CONFERENCE 

 

SESSION I 

Chairpersons: Renato Borgatti, Stefania Corti* - IRCCS Mondino Foundation (Pavia) and University of Pavia; 

*IRCCS Ca 'Granda Foundation, Polyclinic Hospital (Milan) 

 

11.20 Why is so difficult to design trials in childhood rare diseases? 

Eugenio M. Mercuri - Department of Women's and Child Health and Public Health Sciences, IRCCS Gemelli 

University Hospital, Catholic University (Rome) 

 

12.00 New technologies in the diagnosis and treatment of inherited neurological disorders 

Enza Maria Valente - Neurogenetic Research Center, IRCCS Mondino Foundation (Pavia) and University of 

Pavia 

 

12.40  Discussion 

 

13.00 Lunch 

 

SESSION II 

Chairpersons: Stefano Cappa, Barbara Garavaglia* - IRCCS Mondino Foundation (Pavia) and IUSS (Pavia); 

*Genetics of Movement Disorders and Energy Metabolism Disorders, IRCCS Carlo Besta Neurological Institute 

Foundation (Milan) 

 

14.00 Genetic Frontotemporal Dementia: from pathogenic mechanisms to disease modifying drugs 

Daniela Galimberti, University of Milan and IRCCS Ca 'Granda Foundation, Polyclinic Hospital (Milan) 

 

14.40 Strategies for gene therapy in Amyotrophic Lateral Sclerosis (ALS) 

Vincenzo Silani - Departiment of Neurology and Neuroscience Laboratory, IRCCS Auxologico Italian Institute 

(Milan) and University of Milan 

 

15.20 Gene therapy for inborn errors of metabolism 

Nicola Brunetti-Pierri, Department of Translational Medical Sciences, University of Naples Federico II 

 

16.00 Similarities and differences between genetic and pharmacological models of Parkinson's disease: 

pathophysiological implications 

Antonio Pisani - Research Centre of Movement Disorders, IRCCS Mondino Foundation (Pavia) and University of 

Pavia 

 

16.40 Discussion 

 

17.00 Concluding Remarks 

 

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

Scientific Supervisor: Roberto Bergamaschi, Scientific Director IRCCS Mondino Foundation (Pavia) 

Scientific Commettee: Angela Berardinelli*, Alfredo Costa*°, Luca Diamanti*, Claudio Pacchetti*, Cristina 

Tassorelli*° (*IRCCS Mondino Foundation - Pavia, *°University of Pavia) 

 

Training Office: Silvia Molinari, IRCCS Mondino Foundation (Pavia) 

formazione.informazione@mondino.it - ecm@mondino.it 

 

Organizing Secretariat: Bquadro Congressi (Pavia) 

eventi@bquadro-congressi.it 

 

Press Office: Echo (Pavia) 

francesca.monza@echo.pv.it - armando.barone@echo.pv.it 
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Accreditamento ECM-CPD 

Provider IRCCS Fondazione Mondino n. 5467. Obiettivi formativi tecnico-professionali n. 18: Contenuti tecnico-

professionali (conoscenze e competenze) specifici di ciascuna professione, di ciascuna specializzazione e di 
ciascuna attività ultraspecialistica ivi incluse le malattie rare e la medicina di genere. 

Sono stati preassegnati n. 6 crediti ECM-CPD per le seguenti figure professionali: 

Medico Chirurgo (Biochimica clinica, Epidemiologia, Farmacologia e tossicologia clinica, Genetica medica, 

Laboratorio di genetica medica, Igiene, epidemiologia e sanità pubblica, Medicina generale-medici di famiglia, 

Medicina interna, Neurofisiopatologia, Neurologia, Neuropsichiatria infantile, Neuroradiologia, Patologia clinica-

laboratorio di analisi chimico-cliniche e microbiologia) - Assistente sanitario – Biologo – Farmacista (Farmacia 

ospedaliera) – Chimico – Infermiere, Infermiere pediatrico – Psicologo (psicologia, psicoterapia) – Tecnico 

sanitario di laboratorio biomedico. 

Chi partecipa da remoto, per ottenere i crediti formativi dovrà: 1) partecipare all’intero programma; 2) collegarsi 

con il proprio account (non collegarsi con account di altri); 3) rimanere collegato fino al termine di ogni incontro 

(la piattaforma traccia la presenza e il tempo di collegamento); 4) rispondere correttamente all’80% delle 

domande previste dal test di apprendimento e compilare la customer satisfaction, entrambi disponibili online 

anche per chi partecipa in presenza (i rispettivi link saranno inviati tramite e-mail). 

 

A chi partecipa all’evento da remoto, sarà inviato il link tramite e-mail (piattaforma Google Meet). 

 

Indipendentemente dai crediti formativi, al termine dell’incontro sarà possibile richiedere il certificato di 

frequenza scrivendo a ecm@mondino.it. 

 

L’iscrizione, gratuita, è obbligatoria al seguente link: http://corsi.mondino.it/corsi_list.php 
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