axovant gene therapies Itd

Axovant Gene Therapies Ltd is an innovative biotechnology company that focuses on
developing transformative gene therapies for neurological diseases. Founded in 2014 and
headquartered in Durham, North Carolina, Axovant is dedicated to addressing the unmet
medical needs of patients suffering from conditions such as Parkinson’s disease,
Alzheimer’s disease, and other neurodegenerative disorders. This article delves into the
company's background, its technological advancements, ongoing clinical trials, and its
vision for the future of gene therapy.

Background and History

Axovant Gene Therapies Ltd was established with the goal of revolutionizing the treatment
landscape for patients with neurological disorders. The company was initially part of the
larger Axovant family of companies, which focused on developing various therapies for
brain diseases. The founders, including former CEO David Hung, aimed to leverage cutting-
edge science to create novel treatments that could provide meaningful benefits to patients.

In 2020, Axovant transitioned into a pure-play gene therapy company, streamlining its
focus specifically on gene therapies for neurodegenerative diseases. This strategic pivot
allowed Axovant to concentrate its resources on advancing its gene therapy platform,
which utilizes innovative technologies to deliver therapeutic genes directly to the central
nervous system.

Technological Innovations

Axovant Gene Therapies employs a range of advanced technologies in its gene therapy
approaches. The company utilizes adeno-associated virus (AAV) vectors, which are known
for their ability to deliver genetic material efficiently and safely to target cells in the brain.
The AAV platform has been shown to have a favorable safety profile, making it an attractive
option for treating neurological disorders.

Key Technologies

The following technologies play a crucial role in Axovant's gene therapy development:

1. AAV Vector Delivery System: Axovant's proprietary AAV vectors are engineered to
carry therapeutic genes directly into neurons, facilitating the production of essential
proteins that can alleviate disease symptoms.

2. Gene Editing Techniques: The company explores the potential of CRISPR and other
gene editing technologies to correct genetic mutations and restore normal function in



affected cells.

3. Novel Therapeutic Targets: Axovant is researching and identifying new targets for
gene therapies that address the underlying causes of neurodegenerative diseases.

Pipeline of Products

Axovant Gene Therapies has developed a robust pipeline of gene therapy products aimed
at treating various neurological disorders. The company’s lead product candidates include:

1. AXO-Lenti-PD

AXO-Lenti-PD is a lentiviral gene therapy designed to treat Parkinson’s disease by
delivering a gene that encodes for the enzyme aromatic L-amino acid decarboxylase
(AADC). This therapy aims to restore dopamine production in the brain, effectively
addressing one of the core deficiencies in Parkinson’s patients.

2. AXO-AAV-GM1

AXO-AAV-GM1 is a gene therapy for GM1 gangliosidosis, a rare genetic disorder that affects
the nervous system. This therapy aims to deliver the gene responsible for producing the
enzyme beta-galactosidase, which is deficient in patients with GM1 gangliosidosis. Early
clinical trials have shown promise in improving neurological function in affected individuals.

3. AXO-AAV-OPMD

This candidate targets oculopharyngeal muscular dystrophy (OPMD), a rare genetic
condition that leads to muscle weakness. The therapy aims to deliver the correct version of
the gene responsible for producing a protein that helps maintain muscle health.

Clinical Trials and Research

Axovant Gene Therapies is committed to conducting rigorous clinical trials to evaluate the
safety and efficacy of its gene therapies. The company follows a systematic approach to
research and development, which includes preclinical studies, Phase | trials, and advanced
Phase Il and Il trials.



Current Clinical Trials

As of now, Axovant is actively conducting several clinical trials for its lead product
candidates. Some notable studies include:

e AXO-Lenti-PD Phase I/ll Trial: This trial aims to evaluate the safety and efficacy of
AXO-Lenti-PD in patients with advanced Parkinson’s disease. The study focuses on
measuring improvements in motor function and quality of life.

e AXO-AAV-GM1 Phase I Trial: This trial is assessing the safety of AXO-AAV-GM1 in
patients with GM1 gangliosidosis. Early results indicate potential improvements in
neurological function, and the study continues to monitor long-term outcomes.

¢ AXO-AAV-OPMD Phase | Trial: This trial seeks to evaluate the safety and
preliminary efficacy of AXO-AAV-OPMD in patients diagnosed with OPMD.

Regulatory Status and Collaborations

Axovant Gene Therapies is actively engaging with regulatory agencies to advance its
product candidates through the approval process. The company has received orphan drug
designation for some of its therapies, which can expedite development for rare diseases.

Additionally, Axovant has established collaborations with leading academic institutions and
research organizations to enhance its research capabilities. These partnerships aim to
leverage expertise in gene therapy and neurobiology, fostering innovation and accelerating
the development of new treatment options.

Vision for the Future

Axovant Gene Therapies is committed to transforming the landscape of neurological
disease treatment through its innovative gene therapy platform. The company envisions a
future where gene therapies can provide durable and effective solutions for patients
suffering from debilitating conditions.

Goals and Objectives

To achieve its vision, Axovant has outlined several key goals:

e Expand the Pipeline: Axovant aims to identify and develop new gene therapy
candidates targeting various neurological disorders, broadening its impact on patient



care.

* Enhance Patient Access: The company is dedicated to ensuring that patients have
access to its innovative therapies, including working with healthcare providers and
payers.

* Advocate for Education: Axovant seeks to raise awareness about gene therapy and
its potential benefits, promoting education among healthcare professionals and
patients.

Conclusion

Axovant Gene Therapies Ltd stands at the forefront of gene therapy innovation, especially
in the field of neurology. With a strong focus on developing transformative therapies for
neurodegenerative diseases, the company is making significant strides in addressing the
unmet needs of patients. Through its advanced technologies, robust pipeline, and
commitment to rigorous clinical research, Axovant is poised to change the future of
treatment for neurological disorders, providing hope to countless individuals and their
families. As the company continues to advance its clinical programs and expand its
research efforts, the potential for breakthroughs in gene therapy remains a promising
frontier in modern medicine.

Frequently Asked Questions

What is Axovant Gene Therapies Ltd known for?

Axovant Gene Therapies Ltd is known for developing gene therapies to treat neurological
diseases, focusing on innovative treatments for conditions such as Parkinson's disease and
other neurodegenerative disorders.

What recent advancements has Axovant made in gene
therapy?

Axovant has made significant advancements in their gene therapy platforms, including the
development of innovative AAV-based (adeno-associated virus) vectors that enhance the
delivery and expression of therapeutic genes in the brain.

How does Axovant's gene therapy approach differ from
traditional therapies?

Axovant's gene therapy approach aims to address the root cause of neurological diseases
by delivering therapeutic genes directly to affected cells, potentially providing long-lasting
effects compared to traditional therapies that often focus on symptom management.



What clinical trials is Axovant currently conducting?

Axovant is currently conducting clinical trials for its lead gene therapy candidates aimed at
treating conditions like Parkinson's disease and other neurological disorders, assessing
safety, efficacy, and optimal dosing.

Who are the key leadership figures at Axovant Gene
Therapies?
Key leadership figures at Axovant Gene Therapies include the CEO and various experts in

gene therapy and neurology, who guide the company’s research and development
strategies.

What partnerships or collaborations has Axovant
engaged in?

Axovant has engaged in several strategic partnerships and collaborations with academic
institutions and biotechnology companies to advance its gene therapy research and
accelerate clinical development.

What challenges does Axovant face in the gene therapy
space?

Axovant faces challenges such as regulatory hurdles, competition from other biotech firms,
and the need for successful clinical trial outcomes to prove the efficacy and safety of their
therapies.

How does Axovant's stock perform in the biotech
market?

Axovant's stock performance can be volatile, influenced by clinical trial results, regulatory
news, and overall market conditions in the biotech sector; investors typically watch these
factors closely.
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