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We're pushing

genetic medicine

And our goal is no limits
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We are the 

RNA

Biologics

Small molecules

Viral DNA

Non-viral DNA
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Extend therapeutic 
benefit over the 
long term

Gene expression 
for the life of the 
cell

Manufacturing to 
support hundreds 
of millions of doses 
globally

Expression levels 
can be adjusted to 
meet each patient’s 
need

Our goal is 
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HEMOPHILIA A

30K
U.S. PATIENTS

RARE LIVER DISEASES

100K
U.S. PATIENTS

PREVALENT  DISEASES

>100M
U.S. PATIENTS

Developing the preeminent portfolio of non-viral DNA therapeutics targeted to the liver & other tissues

Global impact through proprietary & 
partnered programs

Developing a deep
rare disease portfolio

Leading the rare disease field 
to durable cures

Building a 
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Our 

Patent family numbers current as of January 6, 2023

TO ENABLE NON-VIRAL 
DNA THERAPEUTICS

PATENT 
FAMILIES

MULTIPLE MODALITIES

• High payload capacity

• Durable expression

• Enables gene transfer 
and gene editing
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GLOBAL SCALE

PATENT 
FAMILIES 

• Cell-free ceDNA
production process

• Scalable for hundreds 
of millions of doses

• Unlocks structural DNA 
innovation
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GLOBAL SCALE

PATENT 
FAMILIES 

• Cell-free ceDNA
production process

• Scalable for hundreds 
of millions of doses

• Unlocks structural DNA 
innovation

MULTIPLE TISSUES

PATENT 
FAMILIES

• Biological cell-targeting

• Potential to reach 
multiple tissues & cell 
types

• Highly specific, 
redosable delivery of 
DNA, RNA
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HARNESSING THE POWER OF THE NUCLEUS

Immunocompetent hemophilia A mouse 
model
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Durably express full 
transgene

DNA template 
for gene 

insertion/correction

to enable durable gene expression

Study Day
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PATENT 
FAMILIES

MULTIPLE MODALITIES

• High payload capacity

• Durable expression

• Enables gene transfer 
and gene editing
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RAPID ENZYMATIC SYNTHESIS MATCHES SCALE OF PLATFORM POTENTIAL

4-week research 
cycle, accelerates 
preclinical R&D

28-day biologic production cycle… 

1-day enzymatic process

shortened to…

500L bioreactor ceDNA
output w/ Sf9-cell 

production

=
10L bioreactor 
output w/ RES

Patent family numbers current as of January 6, 2023

IEX chromatography for ceDNA drug substance

for rare & prevalent diseases

GLOBAL SCALE

PATENT 
FAMILIES 

• Cell-free ceDNA
production process

• Scalable for hundreds 
of millions of doses

• Unlocks structural DNA 
innovation
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typical biodistribution profile

RNA DELIVERY TO SPLEEN/LIVER

Our proprietary 

CELL-TARGETED 
LNP DELIVERY

PATENT 
FAMILIES

• Biological cell-targeting

• Unique DNA-specific 
delivery

• Potential to reach non-
liver tissues

CELL-TARGETED 
LNP DELIVERY

PATENT 
FAMILIES

• Biological cell-targeting

• Unique DNA-specific 
delivery

• Potential to reach non-
liver tissues

Patent family numbers current as of January 6, 2023

MULTIPLE TISSUES

PATENT 
FAMILIES

• Biological cell-targeting

• Potential to reach 
multiple tissues & cell 
types

• Highly specific, 
redosable delivery of 
DNA, RNA

• – liver as biofactory, and 
liver as therapeutic target

• - immune stimulation

• – redosable genetic 
medicines for extra-hepatic targets

• – active LNP uptake by 
spleen & liver prevents access

TWO OPPORTUNITIES FOR ctLNPs
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typical biodistribution profile target biodistribution profile

UNIQUE BIOLOGICAL CELL-SPECIFIC LNP TARGETING

CELL-TARGETED 
LNP DELIVERY

PATENT 
FAMILIES

• Biological cell-targeting

• Unique DNA-specific 
delivery

• Potential to reach non-
liver tissues
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• Biological cell-targeting

• Potential to reach 
multiple tissues & cell 
types

• Highly specific, 
redosable delivery of 
DNA, RNA
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PRESERVED ON-TARGET ACTIVITY WITH REDUCED OFF-TARGET IMMUNE CELL ACTIVATION
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MC3 level at 0.5 mg/kg

2021 ctLNP & novel liver ctLNP dosed at 2.0mg/kg in each experiment



We aim to 

OVERCOMING THE LIMITATIONS OF CURRENT THERAPIES

• to target expression level for each patient

• before disease progression

• to extend benefit over a lifetime 

•

• for undertreated AAV patients

• clinical outcome

• in current paradigm
30K

✓ Clear pre-clinical 
biomarkers

✓ Established regulatory 
path

✓ Large global market
✓ Significant unmet need
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DISRUPTING PREVALENT DISEASES (ETAP, Vaccines, targeted delivery to other cell types)

16*Endogenous Therapeutic Antibody Production
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Our 
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30K
U.S. PATIENTS

RARE LIVER
DISEASES

100K
U.S. PATIENTS

PREVALENT 
LIVER DISEASES

>100M
U.S. PATIENTS

*Endogenous Therapeutic Antibody Production



18

typical biodistribution profile
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STEALTH LNP PERSISTS IN CIRCULATION

Stealth LNP biodistribution profile is key to 

target biodistribution profile

MULTIPLE TISSUES

PATENT 
FAMILIES

• Biological cell-targeting

• Potential to reach 
multiple tissues & cell 
types

• Highly specific, 
redosable delivery of 
DNA, RNA

Patent family numbers current as of January 6, 2023

typical biodistribution profile
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STEALTH LNP IN CIRCULATION BECOMES AVAILABLE FOR TARGETING

Deep understanding of serum profile leads to 

target biodistribution profile
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2121*Endogenous Therapeutic Antibody Production



2023 priorities are 

❑

❑

22
*Cash balance as of September 30, 2022



the limits of
We're pushing

genetic medicine

And our goal is no limits


	Default Section
	Slide 1
	Slide 2
	Slide 3
	Slide 4
	Slide 5
	Slide 6
	Slide 7
	Slide 8
	Slide 9
	Slide 10
	Slide 11
	Slide 12
	Slide 13
	Slide 14
	Slide 15
	Slide 16
	Slide 17
	Slide 18
	Slide 19
	Slide 20
	Slide 21
	Slide 22
	Slide 23


