
The MOSAIC Clinical Trial

ArQule is currently conducting the MOSAIC
(Miransertib in Overgrowth Syndromes in Adults and
Children) clinical trial for patients who have been
diagnosed with either Proteus syndrome (PS), which
involves a mutation in the AKT gene, or those who have
been diagnosed with one of a number of distinct
overgrowth disorders characterized by a mutation in
the PIK3CA gene, referred to as PIK3CA-related
overgrowth spectrum (PROS). There are currently no
approved medicinal treatments for PS and PROS,
leaving patients with minimal treatment options.

The MOSAIC trial aims to determine whether
miransertib, a drug which inhibits the biological
pathway that both AKT and PIK3CA mutations affect,
can effectively treat patients who suffer from
overgrowth syndromes associated with these
mutations.

Based on the mechanism of action of miransertib, trial
participants must have a mutation in either the AKT1 or
PIK3CA gene to be eligible to participate in the
MOSAIC trial. Learn more about how miransertib works
below.

For more information, please visit our clinicaltrials.gov
page (NCT03094832).

Proteus Syndrome

Proteus syndrome is a rare genetic overgrowth disorder
caused by a mutation in the AKT1 gene, which is
involved in controlling cell growth through what is
called the PI3K/AKT pathway. A mutation in this gene
can lead to the overgrowth of organs and tissues
throughout the body such as bones and skin. The
overgrowth associated with PS often starts in infancy
and accelerates during early adolescence.

PIK3CA-related Overgrowth Spectrum

PIK3CA-related overgrowth spectrum (PROS) is a group
of rare genetic overgrowth disorders caused by
mutations to the PIK3CA gene, which is also involved in
the PI3K/AKT pathway that controls cell growth. These
mutations lead to overgrowth of various tissues
throughout the body. PROS is typically congenital or
emerges in early childhood.

Miransertib

Miransertib is a small molecule drug candidate that
inhibits the PI3K/AKT pathway, a pathway that helps to
control cell growth. ArQule believes that by inhibiting
the PI3K/AKT pathway, miransertib can reduce cell
overgrowth and therefore become a transformative
treatment option for those individuals with overgrowth
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Mechanism of Action

Miransertib works by targeting the AKT protein, which
can potentially lead to a reduction in cell overgrowth.
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and therefore become a transformative treatment
option for those individuals with overgrowth disorders
that are caused by mutations of the PI3K/AKT pathway.

Miransertib is administered in capsule form by mouth
once a day.

If you are interested in learning more, contact mosaicstudy@arqule.com
This brochure contains forward-looking statements as defined in the Private Securities Litigation Reform Act of 1995,
including without limitation statements regarding miransertib as a potential treatment for overgrowth disorders. These
statements are based on ArQule’s current beliefs and expectations and are subject to risks and uncertainties that could
cause actual results to differ materially from those set forth in this brochure. For example, the results achieved in clinical
trials of miransertib may not be sufficient to meet applicable regulatory standards or to justify further development. In
addition, miransertib may not demonstrate appropriate safety profiles in current or later stage or clinical trials as a result of
known or as yet unanticipated side effects. Only a small number of research and development programs result in the
commercialization of a product and miransertib may never receive commercial approval. For more detailed information on
the risks and uncertainties associated with ArQule’s drug development and other activities, see ArQule’s periodic reports
filed with the Securities and Exchange Commission. ArQule disclaims any obligation to update the information contained in
this press release as new information becomes available.


