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This presentation includes certain statements, estimates and projections with respect to the 
anticipated future business and performance of the Company, which are collectively referred to 
as forward-looking statements. 
 
Forward-looking statements reflect various assumptions of management that may or may not 
prove to be correct, and are intended solely to convey our expectations or predictions about the 
future performance of the Company. 
 
All forward-looking statements are inherently uncertain as they are based on our current 
expectations and assumptions concerning the future performance of our Company. This is not 
an offer to sell nor a solicitation to buy any security. 
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Forward  Looking  Statement 
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Crigler-Najjar 
α1-antitrypsin 

Corneal blindness 
AMD 

Primary cells & media 
Dermatology 

International  Stem Cel l  Corporation 

Regenerative Medicine Company with Unique Stem 
Cell Platform 
Ethically Superior 
Proprietary 
Protected Parkinson’s disease 

Traumatic brain injury 
Stroke 

Multi-Indication Pipeline 
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UniStemCel lTM 

hPSC 

YES 

NO 

SUPERIOR 

ESC 

IMPRACTICAL 
EACH LINE IS UNIQUE 

NO 

SUPERIOR 

iPS 

INDIVIDUAL 
ONLY 

YES 

CARRIES 
DAMAGED 

GENE 

Adult 

INDIVIDUAL 
ONLY 

NO 

Potential to immune 
match 

Fully proliferative/ 
Economic source 

Genes manipulated/ 
Use of viruses  

Genetic diseases/ 
Carries defective gene 

CARRIES 
DAMAGED 

GENE 

Unique Stem Cell Platform Technology based on 
Human Parthenogenesis (unfertilized oocytes) 

YES YES NO NO 



130 patents and licenses in 14 
families 
 
90 patents pending in 5 
families 
 
Significant peer-reviewed 
publications 
 

Nature’s Scientific Reports (2013) 
Cell Stem Cell (2011,2012) 

Intel lectual  Property 

Freedom to Operate in Major Jurisdictions 
Potential Competitive Advantages in EU 
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A l logeneic  Approach to Diseases 

Program Target Pre-Clinical IND Track Phase I 

Neural stem cells Parkinson’s 
disease 

Hepatocyte-like 
cells 

Inherited 
metabolic liver 
diseases 

Corneal 
cell/tissue 

Corneal 
blindness 

Success unlocks significant additional value 
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GMP Production of  Neural  Stem Cel ls  

 Clinical Grade 
 Patented manufacturing protocol 
 Unlimited supply 
 Fully characterized for purity and safety 

Differentiate Thaw 
QC 

On-site 
Prep. 

Expand 



NSC 
Implantation sites 

New Treatment for  Parkinson’s  Disease 
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 2nd most common neurodegenerative disease 
 Limited treatment options 
 $2.5 Billion Opportunity 
 
MRI-guided stereotactic injection 

Flurodopa PET scan 
Red areas indicate normal DA update 



NSCs integrate around host 
DA neurons  

Green = host DA neurons 
Red = human NSC  

Integration and Dopamine Production 

Greater density of DA neurons 
and higher DA production 

Green = host DA neurons 

9 



10 

Mechanisms of  Act ion 

DAPI/STEM121/TH Kriks, et al. Nature 2011 

Engrafted DA neurons 

Migration: Engrafted hNSCs 
migrate to areas of 
inflammation and injury and 
provide support. Implanted 
DA neurons do not migrate 
and stay at site of 
implantation 
 
Neuroprotection: hNSCs 
release neuroprotective 
cytokines (GDNF and BDNF) 
and induce host neural repair 
mechanism 
 
Immunomodulation: hNSCs 
are less immunogenic than 
DA neurons or fetal tissue and 
induce lower host immune 
response against graft 
 
Cell replacement: hNSCs 
differentiate into DA neurons 
in vivo that help replenish lost 
DA neurons and DA levels 
 
 

1. Migration  

3. Immunomodulation  4. Cell Replacement  

2. Neuroprotection 

Engrafted  
DA  neurons 

Engrafted  
hNSCs 

IBA-1 labels activated microglia and GFAP astrocytes 

Localized to 
injection site 

Migrate to other 
areas within the 
brain 
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IND Enabl ing GLP Primate Study 



Indication Market Potential Current approach 

Parkinson’s disease1 60,000 new patients / year 
$2.5 billion / year No cure 

Stroke2 600,000 strokes / year 
$500 million / year 

3 hour treatment 
window 

Spinal cord injury3 12,000 case /  year 
$360 million / year 

No effective 
treatment 

Dry AMD 15 million in US 
$20 billion  None 
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Expanding beyond PD 

1. Parkinson’s disease foundation 
2. Global Data 2012 

3. CDC data  

Major follow-on indications 



Broadly applicable platform of human stem cell 
– Ethical 
– May be better for allogeneic therapy 
– Good licensing opportunities 

 
Strong pipeline addressing large unmet needs 

– Multiple upcoming catalysts 
– Good partnering opportunities 
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Summary 



Cells for Therapy and Research 
BIO International Convention 

Tuesday June 24, 2014 

14 


	Cells for Therapy and Research�BIO International Convention
	Forward  Looking  Statement
	International Stem Cell Corporation
	UniStemCellTM
	Intellectual Property
	Allogeneic Approach to Diseases
	GMP Production of Neural Stem Cells
	New Treatment for Parkinson’s Disease
	Integration and Dopamine Production
	Mechanisms of Action
	IND Enabling GLP Primate Study
	Expanding beyond PD
	Summary
	Cells for Therapy and Research�BIO International Convention

