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OFFICIAL ENGLISH REPORT

The 26" AlGlico National Patient and Scientific Conference took place in Bologna
on October 5™ - 6%, 2024. The event gathered experts, patients, and caregivers to
discuss advancements in the treatment and management of glycogen storage
diseases, particularly Pompe disease.

Muscular Glycogen Storage Disease Sessions

+ Day 1: Saturday, October 5%, 2024

The morning session featured adapted physiotherapy exercises, led by physiothera-
pists from the TuVaiChePuoi group, followed by support groups for patients and ca-
regivers organized by the Italian Association of Health Coaching (AIHC). These ses-
sions fostered discussions on caregiving challenges and physical therapy strategies.

The afternoon session, moderated by E. Conti (President of AlGlico) and F. Di Pietro
(AlGlico Board Member), began with an introduction to the conference.

Key presentations included:

- Dr. M. Bon (Udine) examined the role of the microbiome in gastrointestinal issues
affecting Pompe disease patients;

« Dr. P. F. Costici (Rome) addressed orthopedic complications in pediatric neuro-
muscular diseases;

« Dr. G. Clementi, Dr. E. Ruscelli and Dr. T. Balenzano (Rimini) presented on the role
of assistive devices in promoting patient autonomy.

Other presentations covered the complexities of transitional care and the neurolo-
gical involvement in pediatric Pompe disease, delivered by Dr. L. Vercelli and Dr. M.
Vacchetti (Turin).

The session ended with a talk on managing weight gain in Pompe disease by Dr. N.
Madini (Pavia), followed by a presentation on the NeMO care model for neuromu-
scular diseases by Dr. V. Vacchiano (Bologna).
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+ Day 2: Sunday, October 6, 2024

The second day opened with a session on conflict management in caregiving led
by R. Di Martino (Sarzana).

The focus then shifted to respiratory care, with presentations on the results of a re-
spiratory physiotherapy project sponsored by AlGlico by Dr. M. Lazzeri (Milan), and
on the respiratory management in Pompe disease by Dr. A. Lax (Milan). This was
followed by demonstrations of specific respiratory physiotherapy exercises by Dr. E.
Compalati (Milan) and Dr. R. Di Marco (Palermo).

Further presentations included:
- a research update on treatment developments by Dr. S. Ravaglia (Pavia);

- a discussion on the role of Patient-Reported Outcomes (PROSs) in clinical trials,
presented by Dr. 3. Araldi (Sanofi, Milan);

- updates from Amicus Therapeutics provided by Dr. H. Lumgair and Dr. L. Guidolin.

The conference concluded with a discussion session, summarizing key insights and
inviting participants to share perspectives.

Hepatic Glycogen Storage Disease Sessions

 Day 1: Saturday, October 5™, 2024

The morning session included a ketogenic diet cooking workshop, conducted by
Dr. R. Pretese (dietitian, Monza), Dr. V. Crescitelli (pediatrician, Monza), and Chef
A. Spina. Following this, support groups for patients and caregivers were led by the
Italian Association of Health Coaching (AIHC).

In the afternoon, the session was moderated by M. Caiaffa (AlGlico Vicepresident)
and Dr. F. Seidita (AlGlico Scientific Director), with an opening welcome from E.
Conti, President of AlGlico.

Key presentations included:

- Dr. L. Brodosi (Bologna) discussed diet therapy as a tool to improve metabolic
balance in hepatic glycogen storage diseases;

« Dr. S. Paci (Milan) presented on fertility considerations for women with hepatic
glycogen storage diseases;

- Dr. A. Madeo (Genoa) addressed the practical management of emergencies in
hepatic glycogen storage diseases.
These presentations were followed by:

- Dr. R. Resaz (Genoa), who evaluated new pharmacological approaches for treating
GSD 1in animal models;
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- Dr. V. Crescitelli (Monza) and Dr. R. Pretese (Monza) discussed therapeutic
advancements in GSD 3.

The session ended with a discussion and a review of the day'’s key points.

+ Day 2: Sunday, October 6", 2024

The second day focused on emerging therapies for glycogen storage diseases. Pre-
sentations included:

« Dr. L. De Stefano (Naples), who spoke about mRNA therapy for GSD 1B;

- Dr. A.Rossi (Naples) provided updates on gene therapy for GSD 1A, specifically from
the DTX4O0 clinical trial;

« Dr. H. Mundy (Evelina Children’s Hospital, London) presented the results of the
Glyde clinical trial.

The session was followed by a discussion, and the day ended with a presentation by
R. Di Martino (Sarzana) on conflict management in caregiving.

Special thanks to:

- Sanofi Genzyme, Amicus Therapeutics, Society for the Study of Inborn Errors of
Metabolism (SSIEM), Dr. Scharr (Kanso), and Vitaflo (Mevalia) for their uncondi-
tional support;

- Cittadinanzattiva Emilia-Romagna and its Coordinamento regionale delle Asso-
ciazioni di Malattie Croniche (CrAMC), Consulta delle Malattie Neuromuscolari
and Consulta delle Malattie Neuromuscolari dell’Emilia Romagna, for being on
our side and their collaboration with our Association;

« TuVaiChePuoi and Associazione Italiana Health Coaching (AIHC) for their collabo-
ration with our Association and their support to our patient and caregivers com-
munity.
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