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Fortify is a Phase 3 clinical trial evaluating if an investigational oral
therapy (BBP-418) is safe and effective for treating Limb Girdle
Muscular Dystrophy type 21 / R9, FKRP-related (LGMD21/R9)

About Fortify

Fortify is a 36 month randomized, double-blind, placebo-controlled trial for
individuals with genetically confirmed LGMD2I/R9 measuring patient response
to treatment by measuring both biomarkers and clinical assessments. For every
three study participants, two will receive BBP-418 and one will receive placebo.

About the Therapy

In patients with LGMD2I/R9, the enzyme FKRP does not work properly. FKRP

is responsible for a critical step in a process called “glycosylation”, whereby a
crucial string of sugars are added to alpha dystroglycan (a-DG). Without this
string, a-DG does not work correctly in its role as a “shock absorber” for muscle
fibers. BBP-418’s theoretical mechanism of action supplements the FKRP enzyme
by adding more of the molecule that FKRP normally reacts with to drive residual
activity of FKRP and helping it to stabilize muscle cells and act as a shock
absorber. BBP-418 is an investigational therapy and is not yet approved by any

health authorities for the treatment of LGMD2I/R9.

Who Can Participate
You may be eligible to participate in Fortify if you:
« Have a genetically confirmed diagnosis of LGMD2I/R9
» Are 12 to 60 years of age in the USA, UK, and Australia (18 to 60 years of age
in Europe)

« Have not used ribose or systemic corticosteroids prescribed for the
treatment of LGMD or other investigational therapies for the treatment of
LGMD within 90 days of screening

There are other requirements to participate in Fortify. A physician or study
team member will help determine if you are eligible to participate and if this
study is a good fit for you. Speak with your physician about your ability to
participate in Fortify.

Fortify Locations:

The trial will be conducted at clinical sites in the United States, United Kingdom,
Europe and Australia.

Additional information about our BEP-418 study
is available at www.clinicaltrials.gov and at Scan to learn more
www.mlbiosolutions.com.

£ 3004 ML Bio Solutiony, Inc
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and participate in a wider variety of activities than ever before. Whether it's
airplane travel, recreational boating, or just a short trip upstairs, LoveHandles®
make the journey simple and safe.
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Medical Designs

Need more Information? Call 1-602-402-3556 or email \
sales@inmotionmedicaldesigns.com
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Compliance in Clinical Trials:
Why Following the Study Protocol is Vital

By Douglas Sproule, MD, MSc, Chief Medical Officer, ML Bio Solutions

Investigational products, which can be drugs, devices, vaccines, or even diagnostic tools,
undergo rigorous testing in clinical trials before they can be widely available to the public.
Each stage of developing an investigational product (also known as a clinical trial phase) is
designed to learn more about the safety and efficacy of the investigational product by
collecting more data. Efficacy means how well a particular drug product, device or diagnostic
tools produces the expected results under carefully controlled scientific testing conditions.

For these data in clinical trials to capture an accurate picture of the investigational drug’s
safety and efficacy, one crucial factor often goes unrecognized: participant compliance. In
clinical trials, compliance refers to how well participants follow the instructions in the study
protocol. Being compliant means following the study protocol meticulously, from taking
and tracking the use of the investigational product as directed, to attending all scheduled
site visits on time and completing assessments according to the protocol. This seemingly
simple act has a profound impact on researchers and regulatory authorities’ ability to
understand an investigational product.

Your data is a critical contribution
to the collective effort

L

* 4

\ 1"1 J'\

Collective effort
impacts the entire patient community

*MLBioSolutions
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Compliance Impacts Data Collection

When the protocol is followed, data are collected for
each participant in the same way and at the same or
similar timepoint in the study, resulting in consistent data
collection, Consistent data collection allows researchers
to more accurately assess study data and draw more
precise conclusions about an investigational product's
safety and efficacy.

Incomplete or missing data can impact researchers'
understanding of an investigational product by making
the resulting data unreliable. Imagine a trial where
some participants miss blood tests, inconsistently take
an investigational product, or do not document
their compliance as instructed. These actions result in
inconsistent, unreliable data, ultimately making it difficult
for researchers to determine the true effects of an
investigational product.

The Power of Precise Data

Compliance with a study protocol is vital to understanding
an investigational product, Researchers rely on data
collected throughout the clinical trial to inform them
about the investigational product. Data collected through
assessments help to paint a picture of how the product is
distributed in the body and how participants are
responding to an investigational product.

Compliance with these assessments ensures research-
ers gather accurate and timely information. When a
participant does not comply with a study protocol
or study assessments, this may not only impact the
health of participants in the study but also may prevent
the development of potentially efficacious investiga-
tional products.

What Are Protocol Deviations?

Regulatory authorities, such as the United States Food
and Drug Administration (FDA), set strict guidelines for
clinical trials. Any deviation from the protocol, including
missed assessments or assessments not done on time,
may give regulatory authorities reason to question or
doubt the integrity of the data of an entire clinical study.
If a study participant misses assessments, these missing
data points may result in an entire study participant being
excluded from the final analysis, reducing the overall
strength and reliability of the study. In severe cases,
the FDA may even refuse to consider the clinical trial
data altogether, leading to wasted time, resources, and
potentially delaying the development of a crucial new
medication, treatment, device or tool.

[0 e ———— L LS T

---------- » - (protocal deviation)
....... n’ .
WX 'i completed accarding
e T ,,_& . v to protocol (compliant)
& Assm mts’ ............ » \a__ compléted close to
’i protocol {complient)
A Collective Effort

A clinical trial is a collective effort to advance medical
research, that impacts the entire patient community.
By following the protocol and participating fully in all
assessments, study data can be more accurately collected
and assessed, and participants’ wellbeing can be
accurately monitored, This ultimately contributes to
the development of safer and more effective treat-
ments. By adhering to the protocol, participants play a
vital role in advancing medical science and paving the
way for new therapies.

For more information visit MLBioSolutions.com
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We welcome individuals with s OURNEY
LGMD2A/R1 to join our journey z\ J

2S5 a8 ssment st 30 referred

The journey to uncover your potential treatment options

Currently there are no treatments approved for individuals with a limb-girdle
muscular dystrophy. Your participation in JOURNEY will not hinder your ability
to participate in future clinical studies, including those with investigational
study drugs.

Who may be eligible

e Male or Female age 4 years and older
e Genetic diagnosis of LGMD2A/R1. Enroliment of individuals with LGMD2E/R4,
LGMD2D/R3, or LGMD2C/RS5 has been met and is closed for future enrollment

*Other inclusion/exclusion may apply and will be discussed with a study doctor
at screening.

JOURNEY Participation

Study participants will have access to highly experienced physicians and undergo
medical and functional procedures during the screening visit, and at scheduled
study visits throughout the lifetime of the study.

A- ' On-site visits: For screening and every 6-month visit:
' e meet with the study doctor and research team
o complete motor assessments and laboratory tests.

In between on-site visits: For every 3-month visit:
e study research team will contact you every 3 months by phone
e ask you questions on your health and well being.

To learn more about the study and how you can
join the journey, go to journeyLGMD.com

You can also find more information about this study and participating locations,
by visiting ClinicalTrials.gov and searching NCT04475926.

Sponsored by SAREPTA THERAPEUTICS

©2024 Sarepta Therapeutics, Inc, 215 First Streot, Cambridge, MA 02142, All rights reserved. 04/24 C-NP-US-2896-V1 ( S A R E P | A
SAREPTA, SAREPTA THERAPEUTICS, and the SAREPTA Helix Logo asre trademarks of Sarepta Therapeutics, Inc

registerad in the US, Patent and Trademark Office and may be registered in various ather jurisdictions. THERAPEUTICS
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Now Accepting Applications
Through July 31,2024

Are you an individual living with limb-girdle
muscular dystrophy who needs assistance covering the
costs of mobility and durable medical equipment (DME)?
The SPEAK Foundation is here to help.

Through The HOPE Project, we are able to award

a one-time stipend of up to $300 to qualified applicants
living in the United States who have a diagnosis of
limb-girdle muscular dystrophy and need assistance
affording DME expenses for mobility.

For additional information or to submit an application,
please visit TheSpeakFoundation.com/grant-programs.

The HOPE Project

A Program of The SPEAK Foundation @

TheSpeakFoundation.com/grant-programs

Now accepting applications through July 31,2024,
Available to US residents only.
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EARLY BIRD REGISTRATION OPENS: AUGUST 2024

2025 INTERNATIONAL LIMB GIRDLE
MUSCULAR DYSTROPHY CONFERENCE

JULY 18-21, 2025 + |.W. MARRIOTT ORLANDO, GRANDE LAKES
4040 CENTRAL FLORIDA PARKWAY ¢ ORLANDO, FL 32837

L quji;oﬂuu\b wee

BEIRERIA: 20244E8H - : ; EMELGMDAY T 7LV X




