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Aspa Therapeutics: History and Mission
• Founded in May 2018 specifically to bring a safe and
effective treatment to patients with Canavan disease
• Gene therapy program based on groundbreaking work
by Guangping Gao, PhD and Dominic Gessler, MD at
UMass Medical School
• Dr. Gao has been a pioneer in gene therapy and
Canavan disease research for over 25 years
• First to clone the ASPA gene --- 1993
• Has dedicated his career to advancing new
treatment approaches for Canavan patients
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Aspa’s Commitment to the Canavan Disease Community
• Driven by a sense of urgency; striving to advance our program as
efficiently and safely as possible
• Forging strong relationships with Canavan disease advocacy
organizations

• Incorporating patient/family and advocacy group input in our clinical
development program
• Committed to reducing the burden of study participation – Aspa
covers study-related expenses

Aspa © 2019

4

Canavan Disease is Caused by Mutations (Errors)
in the ASPA Gene
Aspa Enzyme Present

Aspa Enzyme Absent

• Without proper instructions, the Aspa enzyme can’t be made
• Lack of Aspa enzyme leads to decreased breakdown of NAA
• This leads to problems building and maintaining the protective myelin
sheath around nerve cells in the brain
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Gene Therapy Provides a Healthy Copy of the
Disease-Causing Gene

“gene transfer”

• Current gene therapies use a virus to deliver the healthy
gene to cells
• The virus (“vector”)
is made to contain only the gene of
interest --- the usual viral genes are missing
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Adeno-associated Virus (AAV) is Widely Used for
Gene Therapy
• Adeno-associated virus (AAV) is one of
the most extensively studied vectors for
gene therapy
• AAV is widely used because it
• doesn’t cause illness in humans
• can’t multiply on its own
• comes in multiple types that target
different tissues
AAV9 is the preferred type to get into the brain --- it has been used
successfully in Zolgensma, an approved gene therapy for spinal
muscular atrophy
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Critical Elements of Gene Transfer for Canavan Disease
Aspa’s BBP-812
AAV9 vector
• Used in gene therapy for other neurological diseases
• Gets into the brain (and other organs as well)

Vector
carries the gene

Promoter
controls gene expression

Gene

CB6 promoter
• Drives ASPA expression in most types of cells and
tissues
ASPA gene
• Modified for better expression

Brain?
Bloodstream?

Route of
Administration

IV administration
• Same efficiency of delivery as other methods
• No surgery required
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What’s in the Works?
• Readying the BBP-812 program to enter the clinic by the end
of 2020
⎼ First-in-human Phase 1 / 2 Study CVN-102
• Continuing data collection in natural history study CVN-101
via remote/video assessments
• Actively preparing an Investigational New Drug Application
(IND) for FDA
⎼ On track for submission later this year
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Active Preparation for
• Study site start-up activities for

ongoing

• Selected a Data & Safety Monitoring Committee (DSMC)
⎼ Group of independent experts who oversee the study
• Help to safeguard the well-being of participants

• Monitor proper study conduct

• Manufacturing of BBP-812 drug supply for
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is complete

Overview of
• Open-label study
• All eligible participants receive active treatment with BBP-812
• Goal is to use data from the natural history study instead of placebo group
• Critical to collect enough natural history data from
• First-in-human study
• Top priority: safety
• Adverse events
• Laboratory tests
• Physical examinations
• ECGs
• Also want to look for evidence that it’s working
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Overview of

(cont’d)

Study uses a broad range of measures to capture effects of BBP-812 treatment:

• Is BBP-812 helping the body make the missing Aspa enzyme?
• NAA levels in urine
• Brain NAA – MRS scans, spinal fluid

• Is BBP-812 making a difference in the brain?
• MRI scans

• Is BBP-812 making a difference in the child?
• Developmental tests – GMFM, Bayley 4, TIMPSI, HINE-2, etc.
• Canavan disease severity – Canavan Disease Rating Scale
• Nervous system function – neurological examinations
• Vision – ophthalmological examinations, visual evoked potentials

• Is BBP-812 making a difference for the child and his/her family?
• Quality of life measures
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COVID-19 Readiness
• Remote/video-based assessments used in natural
history study
will be included in treatment
study
as well
⎼ Important for comparability of natural history and treatment trial data
⎼ Can be done no matter what restrictions may be in place

• Preparing to perform in-person assessments in line with state / institutional
policies

Developmental Tests

Neurological
Examinations

Visual Evoked
Potential Testing

The safety of study participants and their
families is of paramount importance
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MRI Scans

A HEARTFELT THANK YOU TO ALL THE PATIENTS AND THEIR FAMILIES
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www.treatcanavan.com
clinicaltrials@aspatx.com
https://clinicaltrials.gov/ct2/show/NCT04126005

