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What is Gene Therapy?
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What is Shedding?

v
A

product in gene therapy:
- vector
or
- cell

ONEN CHMP ETWP

therapeutic
—_—
release of
product from
(preventivle) subject/patient
Shedd‘”% to whom the
product has
been

in Vivo

diagnost'lc

administered

Paul-Ehrlich-Institut 4%

Federal Agency for Sera and Vaccines



What may be shed in gene therapy?
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In-vivo gene transfer
using vectors

in Vivo *

1) local or systemic application

2) biodistribution
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In-vivo gene transfer
using vectors

* biodistribution into bodily fluids In VIVO *’
iIncluding excreta -

* infectious or non-infectious agent

* transmission to third parties:
humans, animals 1) local or systemic application
* recombination with other agents:
viruses, micro-organisms,
TSE agents

2) biodistribution

* spread in humans
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Which shed products/organisms pose a risk?
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What may be the result of shedding?
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Definition of shedding in gene therapy

® Shedding in the field of gene therapy

may be defined as

®* dissemination and/or transmission of

® gene therapy product or product-related vector or infectious
agent

* from bodily fluids and excreta of the treated subject or patient

® to humans other than the patient.
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Considerations with respect to
shedding in gene therapy

® What is shed?

® How and whereto is something shed?
® Does shedding lead to dissemination/transmission?
® What are the consequences of dissemination/transmission?

® How can the risk of shedding be assessed
® in non-clinical studies,
® in clinical studies
® in post-marketing studies?

® What kind of measures can be recommended to
® assess shedding and/or
® to reduce harmful consequences of shedding?
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