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Investment highlights 
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Focused on developing and delivering breakthrough treatments for 
immunological and neurological diseases 

Lead program oral dexpramipexole in clinical trials for eosinophil-associated 
diseases 

V U.S. Phase 2 trial in moderate-to-severe asthma underway, results 3Q2020 

V UK Phase 2 trial in severe asthma to commence in 1H2020 

Preclinical Kv7 platform delivering small molecule treatments for KCNQ2 
epileptic encephalopathy and other CNS hyperexcitability disorders 

V Plan to file IND for KB-3061 in rare pediatric epilepsy by YE2020 

Experienced management team with successful development and 
commercialization track record in immunology and neuroscience 
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PEOPLE EXPERIENCE PRODUCTS 

Management team with track record of blockbuster approvals  
and launches 

Michael Bozik, M.D. 
President and CEO 

Steven Dworetzky, Ph.D. 
CSO, SVP Discovery 

Mark Kreston 
Chief Commercial Officer 

Calman Prussin, M.D. 
VP, Clinical 
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Robust pipeline of differentiated assets with blockbuster potential 
 

Immunology 

COMPOUND INDICATION 

COMPOUND 

KB-3061 KCNQ2 epileptic 
encephalopathy 

Kv7 modulator 

Kv7 modulator 

Neuropathic pain 

Hearing disorders 

Neurology (Kv7 platform) 

PRECLINICAL PHASE 1 PHASE 3 PHASE 2 

Dexpramipexole Moderate-to-severe 
eosinophilic asthma 

Dexpramipexole Hypereosinophilic syndrome 

DISCOVERY 

INDICATION 

Kv7 modulator ALS 

Dexpramipexole Severe eosinophilic asthma (1) 

(1) UK government funded Phase 2 trial to commence in 1H2020 
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Portfolio focus: Novel approaches to high unmet needs in 
immunological and neurological diseases 

Dexpramipexole in immunology Kv7 platform in neurology 

VOnly oral eosinophil-depleting drug 

VProfound eosinophil lowering in four 
clinical trials 

VSignificantly de-risked, regulatory clarity 

VPhase 2 trial initiated in moderate-to-
severe eosinophilic asthma ς projected 
to become a $9B market segment  

VPatent protection to at least 2034   

VHighly differentiated target product 
profile with unique MOA 

VPipeline-in-product potential 

V²ƻǊƭŘΩǎ Ƴƻǎǘ ŀŘǾŀƴŎŜŘ ƭƛōǊŀǊȅ ƻŦ YǾт 
activators 

VLead compound KB-3061 initiating IND-
enabling studies  

VGenetically defined KCNQ2 epileptic 
encephalopathy initial indication 

VPatent protection to at least 2035 

VSignificant inbound strategic partnering 
interest 

VPlatform delivering novel activators for 
new indications 
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Dexpramipexole in eosinophil-associated diseases 



Novel mechanism: Eosinophil maturation inhibitor  

Exceptional pharmacological and pharmaceutical 
properties 

V Greater than 98% orally bioavailable 

V No high-affinity pharmacological interactions 
identified 

V Eliminated by the kidneys, not metabolized by the 
liver  

V Easy to synthesize and manufacture, low COGS 

Differentiated product profile 

V Equal-to-better eosinophil lowering than biologics 
in asthma 

V Shown to induce disease remission and reduce 
steroid dependency in hypereosinophilic syndrome 

V Well tolerated for chronic use 

 

 

Dexpramipexole: First-in-class oral drug delivering targeted  
eosinophil depletion in blood and tissue 
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Corticosteroids 

Dexpramipexole 

Biologics 



94% lowering, BL to Month 6,  p< 0.001 
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97% lowering, BL to Month 6, p= 0.001 

Laidlaw T et al. Laryngoscope. 2019 Feb;129(2):E61-E66. 
Panch et al. Blood. 2018 Aug ;132(5):501-509. 

 

Oral dexpramipexole delivered highly significant blood and tissue 
eosinophil depletion in two Phase 2 trials 

Sinusitis with nasal polyps Hypereosinophilic syndrome 

Pre-treatment Post-treatment 

78% lowering, BL to Month 3,  p=0.01 

Blood  

Tissue  



Eosinophil lowering effectiveness driven by unique mechanism of 
action: eosinophil maturation inhibition (EMI)  
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Eosinophilic 
myeloblast 

Eosinophilic  
promyelocyte 

Eosinophilic 
myelocyte  

Eosinophilic 
metamyelocyte  

Eosinophilic 
band cell 

Mature 
eosinophil 

Point of maturation inhibition 

X 

Eosinophilic  
promyelocyte 

Mature 
eosinophil 

On treatment Pre-treatment 

Panch et al. Blood. 2018 Aug ;132(5):501-509. 



Regulatory approvals validate the eosinophil as a biomarker for 
asthma clinical outcomes 

Ortega 2015 

 
ά¢ƘŜ ǇŀƴŜƭ ŜƴŘƻǊǎŜŘ ǘƘŜ ŎƻƴŎŜǇǘ ǘƘŀǘ 

higher eosinophil counts were 
predictive of greater benefits in 
reduction of exacerbation and 

ŎƻǊǘƛŎƻǎǘŜǊƻƛŘ ǳǎŜΦέ 
 

-June 11, 2015 
Pulmonary-Allergy Drugs Advisory Committee Meeting  

 

Higher blood eosinophil levels associated with 
greater exacerbation risk 
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Phase 2 dose-ranging biomarker trial in moderate-to-severe asthma 
is enrolling and on track for 3Q 2020 topline result 

Primary endpoint: 

ÁChange in blood eosinophils 

Secondary endpoints: 

ÁFEV1, ACQ 
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Key inclusion criteria: 
ÁAsthma requiring ICS/LABA (GINA steps 3-5) 
Á.ƭƻƻŘ ŜƻǎƛƴƻǇƘƛƭ Ŏƻǳƴǘ җ олл 
ÁVariable expiratory airflow limitation 

Eosinophil 
Recovery  

Phase 

Study 
Week 0 4 8 12 

Placebo (n = 25) 

Oral dexpramipexole 75 mg/day (n = 25) R
u

n-
in

 

-2 24 16 

Study 
Visits 

V1 V2 V3 V4 V5 V6 V8 V9 

Oral dexpramipexole 150 mg/day (n = 25) 

Primary Assessment Phase 

Oral dexpramipexole 300 mg/day (n = 25) 

20 

V7 

6 



¦Y ƎƻǾŜǊƴƳŜƴǘ ŦǳƴŘƛƴƎ ǘǊƛŀƭ ƻŦ ƻǊŀƭ ŘŜȄǇǊŀƳƛǇŜȄƻƭŜ ŀǎ άǇǊŜ-ōƛƻƭƻƎƛŎέ 
for severe asthma starting 1H 2020 

LƴǾŜǎǘƛƎŀǘƻǊ ǇǊƻǇƻǎŀƭΥ ά5ŜȄǇǊŀƳƛǇŜȄƻƭŜ Ƙŀǎ ōŜŜƴ ǎŜƭŜŎǘŜŘ ƛƴ ¢н-HIGH asthma as it is a novel, 
orally active, and highly potent anti-ŜƻǎƛƴƻǇƘƛƭ ŀƎŜƴǘΦέ 

BEAT SEVERE ASTHMA 
CONSORTIUM: 
ÁProf Salman Siddiqui, 

Chief Investigator 
(Leicester) 
ÁProf Andrew Wardlaw 

(Leicester) 
ÁProf Ian Pavord (Oxford) 
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15 studies, 1200 patients Exclusivity in place to at least 2034 

Oral dexpramipexole benefits from extensive safety database 
and extended commercial exclusivity opportunity 

Bozik M et al. J Clin Pharmacol. 2011;51(8):1177-85; Cudkowicz M et al. Nat Med. 2011;17(12):1652-6. 
Cudkowicz M et al. Lancet Neurol. 2013;12(11):1059-67; Laidlaw T et al. Laryngoscope. 2019;129(2):E61-66; Panch et al. Blood. 2018;132(5):501-09. 



Significant new market segment being created in eosinophilic asthma, 
with all approved drugs requiring injection 

Sales performance:  Company earnings reports 
Market forecast: Bank of America Merrill Lynch. GlaxoSmithKline: Up to Neutral. Sept. 7, 2015. 

V Market on track to reach $2B+ in 2019 
V Market forecast to reach $9B annually 

Sales performance: 
£563 MM FY 2018 

£550 MM YTD Sept 2019 
 

           Product level sales not reported 
  

Sales performance: 
$295 MM FY 2018 

$498 MM YTD Sept 2019 
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           �¼1,377MM YTD Sept 2019 (all indications)  
Asthma sales not reported separately 

  


