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SPDM - Sociedade Portuguesa de Doengas Metabdlicas
Novos Desafios no Tratamento da PKU — formagdo pds-graduada

Organizagdo: Unid. D. Metabdlicas do HSt2M

Local: Sala CC — Faculdade de Farmacia da ULisboa

9 de Outubro de 2015

NEW CHALLENGES IN THE TREATMENT OF PKU

10h 00m

Welcome -

Professor Maria do Céu Machado, M.D., PhD — Director of the Paediatric
Department, Hosp. Sta Maria, Lisboa University Hospital, Portugal
Doctor Ana Gaspar, M.D. — Head of the Unit of Metabolic Diseases,
Paediatric Department, Hosp. Sta Maria

PART | = An up-to-date

10:10 - 11: 00
questions: 5 min

PKU: a model for a treatable genetic disease -
Professor Ania Muntau, M.D., PhD - Director of the Paediatric Department,
Hamburg University Hospital, Germany.

11:10-11:50
questions: 5 min

Are genetic molecular studies a clue for a personalized therapy in PKU? -
Doctor Soéren Gersting, M.D., PhD - Molecular Pediatrics, Ludwig Maximilians
University, Munich, Germany

Coffee- break 15:30 — 16:00

12:00-12:20 The results of the SPARK (Safety Paediatric efficAcy phaRmacokinetic
with Kuvan) study for children under 4 Years -
Professor Ania Muntau, M.D., PhD - Director of the Paediatric Department,
Hamburg University Hospital, Germany.

12:30 Lunch
PART Il — How to face the Kuvan Test / Treatment

13:30 The Kuvan test protocol in use by the Portuguese Hospitals: approved by
the SPDM -
Doctor Patricia Janeiro, M.D.- Metabolic Unit, Hosp. St2. Maria; Member of the
SPDM Council

13:45 The beginning of the Kuvan Test in Portugal: the experience of
Metabolic Unit, Hosp. St2 Antdnio, Porto -
Doctor Esmeralda Martins, M.D., PhD and Doctor Julio Rocha, Ph.D. — Metabolic
Unit, Hosp. St2. Antdnio, Porto

14.05 The beginning of the Kuvan Test in Portugal: the experience of
Metabolic Unit, Hosp. St2 Maria, Lisboa
Doctor Patricia Janeiro, M.D. - Metabolic Unit, Hosp. St Maria, Lisboa.

14:20-17:15 PART Ill - Questions and Answers

Chairpersons: Doctor Claudia Costa, M.D. and Doctor Ana Gaspar, M.D.,
Metabolic Unit, Hosp. St2 Maria, Lisboa and | Tavares de Almeida, Ph.D.,
FFULisboa

Round Table: Prof. Ania Muntau with the participation of the attendance-

Subjects to be discussed;

. How to fine-tune the therapy in responsive patients: guidelines for BH4
(Kuvan) dose and diet

. Extended Kuvan test: criteria to select the non-responders to the 48h test.
. Kuvan test under 4 years old: how and when to start?

. Side effects: how to deal with them?

. BH4 (Kuvan) in pregnancy: how to manage it?

17:15-17:30

Final Remarks — End
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