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A. PRODUCT PROFILE-1]

1 .~»Baokground—t1

Prion diseases is a fatal acute or sub-acute encephalopathy
for which no proven disease-modifying treatment is available
with an incidence of 1-1.5 cases/million population/year.

The disease occurs worldwicie at a roughly similar rate
in countries where surveillance has occurred.

The mean age of onset is 65 years (range 14-92) and
- the sex incidence is equal (Budka et al. 2003).

They are characterized by templated misfolding of the normal
cellular prion protein (PrPc) into abnormal disease-associated

forms (generally referred to as PriFSc) but they may have genetic, |
idiopathic or acquired aetiologies.
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A. PRODUCT PROFILE- 1

The transmissibility of prion disease both within and between
mammalian species, leading to fatal heurodegeneration

that faithfully reproduces the clinicopathological features

of the human disease, provides a uniquely robust opportunity
for laboratory validation of experimental therapeutics

for a human neurodegenerative disease.

As a result of these animal models, and rapidly advancing
understanding of the molecular pathogenesis of prion disease,
development of putative therapeutic agents for use o’
in human trials (both small molecules and monoclonal antibodies |
that bind to PrPc) has now reached an advanced stage.

A. PRODUCT PROFILE-1

1. Background-2

In foreign countries, CJD Research of the natural history and
surveillance has been carried out.

But no effective treatment is found available.

Although several compounds (e.g., sulphated polyanions
such as pentosan polysulphate, polyene antibiotics, tetrapyrroles,
branched polyamines, anthracyclines, and tricyclic derivatives
such as quinacrine) have been found to antagonize prion
propagation in animals and/or cellular models of disease,

the suitability of these compound for human therapy is limited,
primarily due to inability to cross the blood-brain barrier and/or
severe foxicity, and -most importantly- to their ineffectiveness
when given after onset of symptoms (Rossi et al. 2003)..
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