
Live-cel™ Therapy
Clinically Demonstrated

lasts years, not weeks

Dr. Chris Hopkins, PhD, MBA 
chris@glafabra.com
DM: 801 631 9114
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Fabry Disease 

Standard of Care
ERT



Live-cel Therapy: GT-GLA-S03
One dose - every 5 years
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Understanding GT-GLA-S03 Live-cel Therapy
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metabolism)
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Cross Correction
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Return Cells 
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Live-cel GT-GLA-S03 in Patients
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Canadian Clinical Trial for Fabry on 5 Patients  

41%

PMID 39794302
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● AE: 228 
● SAE: 2 (resolved)
● No Cardiac
● No Renal

Adverse Events
Expression Stabilization

Live-cel GT-GLA-S03: Safe and Stable

PMID 39794302

● No major adverse events
● Durable out to year 5 - redosable
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Glafabra Commercializing Live-cel: GT-GLA-S03

Clin Transl Med. 2025

Nat Commun. 2021

J Inherit Metab Dis. 2001

● Gene trial
conceptualized

● Mouse model data 
reviewed

● Safe
● Effective ● Safe

● Effective
● Durable

Mol Ther Meth Clin Dev. 2023
● No carcinogenicity

Mol Ther Meth Clin Dev. 2017

● Pre-clin safety
demonstrated

2016 start of trial
(NCT02800070)

Early 2000s 20252015 2020

2023 data at year 5Canadian Pilot Trial:

Pubs:

Founders:  Drs. Chris Hopkins, Jeffrey Medin and Ronan Foley
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Prior Company Misstep

Better Care 
Experience

  Improve
Health

Lower 
   Costs

Triple
Aim

1 2

3 3.  High patient burden

2.  High cost procedure
1.  Decades long durability

Bad market fit,
Shelved asset

Other company
inpatient



Superior Approach to Drug Development

Better Care 
Experience

  Improve
Health

Lower 
   Costs

Triple
Aim

1 2

3
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GT-GLA-S03

3.  Lower compliance burden

2.  Outpatient and repeatable
1.  Long duration therapy

Product-to-Market 
fit



IP Strategy

Repositioning a 
shelved drug 

asset

● 12-year exclusivity as biologic
● Provisional filing - extend past 12 years



Comps: Live-cel Therapy - Lifestyle Freedom
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● Long duration and dramatic effect

CNS
symptoms

● Crosses blood brain barrier to treat CNS symptoms

Long Duration:

All Tissues:

Large Effect:

Therapy: GT-GLA-S03



Comps: Live-cel Therapy - Lifestyle Freedom
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● Shorter duration and weaker effect 
● Delivers dose in spikes instead of steady continuous supply

GT-GLA-S03

Continuous supply

Interrupted supply

ERT spikes 

Long Duration:

Large Effect:

Therapy: GT-GLA-S03 ERT



Comps: Live-cel Therapy - Lifestyle Freedom
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Long Duration:

All Tissues:

Large Effect:

Therapy:

● Cannot easily cross blood brain barrier - 
CNS symptoms unresolved

GT-GLA-S03 ERT

CNS
symptoms



Glafabra’s Live-cel™ Disease Markets

clinicalGT-GLA-S03

GT-GAA-T03

GT-GLB1-T04

preclinical

preclinical

Fabry Disease

Pompe Disease

Gaucher Disease
2 M

Patient
Population
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● Sanofi - $2.9 B/y from these disease categories with ERT
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Regulatory and Funding Map 

EXIT2026 2027

$1M $15M

2028 2029

Preseed

$42M
SAFE

Seed
priced

Series A
priced

FDA
meeting

IND
request

Interim data
Fabry

FDA
meeting

IND
request

Interim
data

extension

en
d

start

Pompe + Gaucher

start

start
trialprep

trialprep

● Phase II efficacy data - multi $B exit



Experienced Team
CEO:
Dr. Chris Hopkins
PhD, MBA

CSO:
Dr. Jeffrey Medin 
PhD

CMO:
Dr. Ronan Foley
 MD
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COO:
Elizabeth Wagner
MS, MBA

Dr. Armand Keating, MD
Dr. Michael West, MD, 

Katie Hewitt
Laura Viaches

Management 

Dwayne Barber
Lara Silverman

Dr. Aneal Khan, MD
Dr Daniel Fowler, MD

Co-founders 

Reg. Science:
Dr. Krista Casazza
PhD

Business Advisors: Science Advisors:
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Use of Funds

Legal: 4% 

G&A: 
26%

CMC 
46%

Regulatory: 
24%

$1,000,000
Pre-seed
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Use of Funds

Legal: 4% 

G&A: 
26%

CMC 
46%

Regulatory: 
24%

$1,000,000
Pre-seed

Secure orphan drug 
designation (ODD)
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Use of Funds
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Regulatory: 
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$1,000,000
Pre-seed

Secure orphan drug 
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Hold first meeting with 
FDA (INTERACT)
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Use of Funds

$1,000,000
Pre-seed

Secure orphan drug 
designation (ODD)

Hold first meeting with 
FDA (INTERACT)

Test CMC pathway and 
find best manufacturing 
approach

Legal: 4% 

G&A: 
26%

CMC 
46%

Regulatory: 
24%



Durable
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● Live-cel™ Technology
● Clinical Fabry data

Safe - Effective - Durable

Fabry - Pompe - Gaucher
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END
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Roadmap to Market Access

Start up
Glafabra

Get ODD

FDA INTERACT

ODD

INTERACT

Pre IND
(early 2026)
- secure CMC
- Prepare 
Clinical Plan
- Investigator 
brochure

IND filed

Open IND

Trial start
(Early 2027)

- sites 
activated
- patient 
recruitment

Interim data

Trial 
extension

BLA filed

Market 
approved



Clinical Trial Plans

Glafabra
Therapeutics

● Medical Genetics 

Clinical Site (main)

Clinical lead:

Specialty: 

● Dr. Brian Shayota, 
MD, MPH

Obtain IND 

Steps:
● Orphan Drug Designation
● INTERACT Meeting
● Pre IND meeting
● Submit IND package
● FDA clearance (Open IND)



Glafabra’s Live-cel™ Market Opportunity
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10,000 $5 B

100,000 $25 B

1,000,000 $100 B

Patients Revenue

SOM

SAM

TAM

50% market share*

*

*

*

diagnosed

everyone

curent
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Patient 1
Patient 2

Patient 3
Patient 4

Patient 5
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Live-cel GT-GLA-S03: 5 Patients

PMID 39794302
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● AE: 228 
● SAE: 2 (resolved)
● No Cardiac
● No Renal

Adverse Events
Expression Stabilization

Live-cel GT-GLA-S03: Safe and Stable

PMID 39794302
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GT-GLA-S03: Durability in expression and copy number

● Monitored:  Plasma a-Gal A, Leukocyte a-Gal A, and vector copy 
number

PMID 39794302

(Pilot clinical trial for Fabry in Canada)
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GT-GLA-S03: Renal and Cardiac Stability

● Kidney: Proteinuria and eGFR Rates
● Heart: Troponin and LVMI
● Adverse Events: AEs and SAEs

(Pilot clinical trial for Fabry in Canada)

PMIDs 33633114, 39794302

stabilized
CKD 3a

● AEs: 228 
● AEs G3-4: 20
● pSAEs: 2



Comps: Live-cel Therapy - Lifestyle Freedom
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Long Duration:

Repeatable:

All Tissues:

Large Effect:

Therapy: ERT AAVGT-GLA-S03

5 year cost: $1.5 M ??$0.5 M

chaperone

$1.5 M

*

● 3x lower cost, 5x margin. 


