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RARE DISEASES IN CHILDREN

THEME: GENE THERAPIES IN RARE DISEASES

HOTEL SHERATON , POLGAR ANDRASA 1, NOVI SAD, SRBIJA 21000 - HIBRIDNA KONFERENCIJA

09:00 - 9:30 Registration & welcome coffee

Greetings:

Introduction - Gene Therapies Regulation

- Presentation of amendments to the Rulebook on the method of drug control initiated by C4IR

- Digitization: valuable partner in fighting rare diseases

- The role of The Medicines and Medical Devices Agency of Serbia (ALIMS) in the availability of genetic
therapy in Serbia,

- Ethics and the patients perspective in gene therapies

- Challenges and opportunities with access to gene therapies in Europe

- Access to genetic therapy — when is genetic therapy the best choice for a patient?
11:30-11:45  Coffee break

Gene Therapies - Overview

- Genetic therapies: from technology to clinical studies

- Genetically designed therapies - example of SMA

- Orphan designations granted to gene therapy in Europe: analysis and evolution over the last two decades



Gene Therapies - Overview

- Intraputaminal gene therapy for AADC deficiency - approach and results

- Cross border treatment : three years of real life experience
- From genotype to phenotype and treatment od blindness

- The bridge between biomedical research on advanced treatments and its transfer to patients:
an academic facility

13:30-14:30 Lunch

- Bringing a gene therapy to patients: the first experiences of a company
- Therole of patient advocacy in supporting gene therapy
- Empowering Patients: Gene Therapy and Patient Engagement in Rare Disease

- What patient groups can do to prepare their communities for gene therapy

Panel discussion: Genetic therapies from different perspectives
Moderator:

- Challenges in the availability of gene therapy in the Pharma Industry

- SMA patient perspective
- Epidermolysis bullosa EB - Patient perspective

- Parental experience

Q&A
17:00 - 17:15 Conclusions and closing

Projekat podriali:

L

T,
A

T A
Grad Novi Sad
Gradska upravazasocijalnuide&juzadtity <

H#CPBUJABE3BAPWIEPA

Peny6nuka Cp6uja Peanusauvjy nporpama nogpxao je Cektop 3a 3awwTuty ocoba
MUHUMCTapCTBO 32 pag, 3anoLu/baBakbe, ca VHBanMANTEToM MUHCTaPCTBA 3a Pa, 3anolu/basatse,
6opavika 1 coumjanta nuTara 60pauKa 1 coynjanta nuTara

Projekat pomogli:

/fm:!:ug'l AstraZeneca (GENESIS AMICUS® (@ HELIANT
inopharm  BiOMARIN b NOVARTIS @pﬁze,-

a PHOENIX company



