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This presentation contains forward-looking statements. Some of the matters discussed concerning our 
operations and financial performance include estimates and forward-looking statements within the meaning 
of the Securities Act and the Exchange Act. These forward-looking statements are subject to known and 
unknown risks, uncertainties, assumptions and other factors that could cause our actual results of 
operations, financial condition, liquidity, performance, prospects, opportunities, achievements or industry 
results, as well as those of the markets we serve or intend to serve, to differ materially from those expressed 
in, or suggested by, these forward-looking statements. These forward-looking statements are based on 
assumptions regarding our present and future business strategies and the environment in which we expect 
to operate in the future. These statements are based on our current expectations and projections about 
ŦǳǘǳǊŜ ŜǾŜƴǘǎ ŀƴŘ ǿƛƭƭ ōŜ ǊŜƎŀǊŘŜŘ ōȅ ǘŜǊƳƛƴƻƭƻƎȅ ǎǳŎƘ ŀǎ ΨΨōŜƭƛŜǾŜΣΩΩ ΨΨƳŀȅΣΩΩ ΨΨǿƛƭƭΣΩΩ ΨΨŜǎǘƛƳŀǘŜΣΩΩ ΨΨŎƻƴǘƛƴǳŜΣΩΩ 
ΨΨŀƴǘƛŎƛǇŀǘŜΣΩΩ ΨΨƛƴǘŜƴŘΣΩΩ ΨΨŜȄǇŜŎǘΩΩ ŀƴŘ ǎƛƳƛƭŀǊ ǿƻǊŘǎ ŀǊŜ ƛƴǘŜƴŘŜŘ ǘƻ ƛŘŜƴǘƛŦȅ ŜǎǘƛƳŀǘŜǎ ŀƴŘ ŦƻǊǿŀǊŘ-looking 
statements. Estimates and forward-looking statements speak only at the date they were made, and we 
undertake no obligation to update or to review any estimate and/or forward-looking statement because of 
new information, future events or other factors, except as required by applicable law. Estimates and 
forward-looking statements involve risks and uncertainties and are not guarantees of future performance. 
Our future results may differ materially from those expressed in these estimates and forward-looking 
statements. Because of these uncertainties, you should not make any investment decision based on these 
estimates and forward-looking statements. Although we believe that our plans, intentions and expectations 
are reasonable, we may not achieve our plans, intentions or expectations. You should read this presentation 
and the documents that we reference and have filed as exhibits to the Annual Report on Form 20-F that we 
have filed with the Securities and Exchange Commission completely and with the understanding that our 
actual future results, levels of activity, performance and achievements may be different from what we 
expect and that these differences may be material. We qualify all of our forward-looking statements by 
these cautionary statements. 
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Topic Speaker 

Welcome 
Justin Gover 
CEO, GW Pharmaceuticals 

Session 1: Epilepsy 

Amanda Renz  
Dravet Syndrome Foundation 
Dr. Elizabeth Thiele 
Massachusetts General Hospital 
Harvard University 
Dr. Stephen Wright 
GW Pharmaceuticals 
Dr. Orrin Devinsky 
NYU Comprehensive Epilepsy Center 
NYU School of Medicine 

Session 2:  Pipeline 

Dr. Vincenzo Di Marzo  
Institute of Biomolecular Chemistry of the 
National Research Council, Naples, Italy 
Dr. Stephen Wright 
GW Pharmaceuticals 

Concluding Remarks 
Dr. Geoffrey Guy 
Chairman, GW Pharmaceuticals 
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Amanda Renz 
Amanda Renz is a founding member of Dravet Syndrome Foundation, Inc and currently serves as .ƻŀǊŘ {ŜŎǊŜǘŀǊȅΦ !ƳŀƴŘŀ ƘƻƭŘǎ ŀ .ŀŎƘŜƭƻǊΩǎ ƛƴ 
aǳǎƛŎ 9ŘǳŎŀǘƛƻƴ ŀƴŘ ŀ aŀǎǘŜǊΩǎ ƛƴ aƛŘŘƭŜ [ŜǾŜƭ 9ŘǳŎŀǘƛƻƴΣ ōǳǘ Ƙŀǎ ōŜŜƴ ƻǳǘ ƻŦ ǘƘŜ ŎƭŀǎǎǊƻƻƳ ǎƛƴŎŜ нллу ǿƘŜƴ ǘƘŜ ŘŜƳŀƴŘƛƴƎ ƴŜŜds of her oldest 
daughter coincided with the birth of her second daughter. Currently, Amanda resides in West Haven, CT with her husband Chris and their three 
amazing daughters; Molly, Kennedy and Zoey. In addition to her daily mom adventures and her DSF duties, Amanda also teaches the music portions 
of a Special Needs Adaptive Musical Theater Class, which her daughter attends, and is a regular contributor to the blog: Smart Apps for Special 
Needs. Amanda likes coffee. 

Dr. Elizabeth A. Thiele  
Dr. Thiele is a neurologist and epileptologist at Massachusetts General Hospital. She received her medical education at Johns Hopkins University 
School of Medicine, and post-graduate training at the Johns Hopkins Hospital and Children's Hospital in Boston. She established and directs the 
Herscot Center for Tuberous Sclerosis Complex, and is Director of the Pediatric Epilepsy Service at Massachusetts General Hospital. She is also a 
professor of neurology at Harvard Medical School. Dr. Thiele's research and clinical interests focus on epilepsy treatments, including dietary 
treatment, and multiple aspects of the clinical management of tuberous sclerosis, including epilepsy management, genotype-phenotype correlation 
in TSC, and neuropsychological aspects of TSC. 

Dr. Orrin Devinsky 
Dr. Devinsky is professor of Neurology, Neurosurgery, and Psychiatry at NYU School of Medicine. He directs the NYU Comprehensive Epilepsy Center. 
He received his B.S. and M.S. from Yale University, M.D. from Harvard Medical School and interned at Harvard Beth Israel Hospital. He completed 
Neurology training at New York Hospital- Cornell Medical Center and his epilepsy fellowship at NIH. Dr. Devinsky's epilepsy research interests include 
surgical therapy, new devices, medications to treat epilepsy, tuberous sclerosis, sudden death in epilepsy, quality-of-life, and cognitive and 
behavioral issues in epilepsy. He has published widely in epilepsy and behavioral neurology, with more than 350 articles and chapters and more than 
20 books and monographs. He has chaired several committees for the American Epilepsy Society and has served as a board member. He is active in 
the American Academy of Neurology and the Epilepsy Foundation. He was Co-Editor of Reviews in Neurological Diseases, Epilepsy and Behavior, and 
founding editor of Epilepsy.com. He serves as a reviewer for more than 30 journals. 

Dr. Vincenzo Di Marzo 
Dr. Di Marzo is the Director of the Institute of Biomolecular Chemistry of the National Research Council (ICB-CNR) in Pozzuoli, Naples, Italy, 
coordinator of the Endocannabinoid Research Group, and an Adjunct Associate Professor in the Department of Pharmacology and Toxicology at the 
Medical College of Virginia at Virginia Commonwealth University in Richmond. Dr. Di Marzo was awarded a ChemD from the University of Naples and 
a PhD in biochemistry and molecular pharmacology from Imperial College in London. He also completed postdoctoral studies in lipid biochemistry 
and natural product chemistry at ICB-CNR. 5ǊΦ 5ƛ aŀǊȊƻ ƛǎ ƻƴŜ ƻŦ ǘƘŜ ǿƻǊƭŘΩǎ ƭŜŀŘƛƴƎ ŎŀƴƴŀōƛƴƻƛŘ ǎŎƛŜƴǘƛǎǘǎΣ Ŏƻ-author of more than 560 peer-
reviewed publications, and in 2010 was recognised as Thompson Reuters 'top scientist of the decade' for pharmacology and toxicology. He has 
ǇǊŜǾƛƻǳǎƭȅ ǎŜǊǾŜŘ ŀǎ tǊŜǎƛŘŜƴǘ ƻŦ ǘƘŜ LƴǘŜǊƴŀǘƛƻƴŀƭ /ŀƴƴŀōƛƴƻƛŘ wŜǎŜŀǊŎƘ {ƻŎƛŜǘȅ όL/w{ύ ŀƴŘ ƛǎ ŀ ǊŜŎƛǇƛŜƴǘ ƻŦ L/w{Ωǎ aŜŎƘƻǳƭŀm Award for 
άƻǳǘǎǘŀƴŘƛƴƎ ŎƻƴǘǊƛōǳǘƛƻƴǎ ǘƻ ŎŀƴƴŀōƛƴƻƛŘ ǊŜǎŜŀǊŎƘΦέ 

 



GW Pharma Overview 

ω World leader in development of plant-derived cannabinoid 
therapeutics 
Á Proprietary cannabinoid product platform  
 

ÅCommercialized product, Sativex®  
Á Approved in 27 countries (ex-U.S.) for MS spasticity 
Á U.S. Phase 3 cancer pain trials near completion 

 
 

ÅEpidiolex® orphan program in pediatric epilepsy 
Á Development programs in Dravet and Lennox-Gastaut syndromes 

Á!ǇǇǊƻȄΦ плл ŎƘƛƭŘǊŜƴ ƛƴ C5! ŀǳǘƘƻǊƛȊŜŘ άŜȄǇŀƴŘŜŘ ŀŎŎŜǎǎέ ǇǊƻƎǊŀƳ  

Á First placebo-ŎƻƴǘǊƻƭƭŜŘ ǘǊƛŀƭ ŘǳŜ ǘƻ ŎƻƳƳŜƴŎŜ hŎǘƻōŜǊ Ψмп 

Á GW retains global commercial rights 
 

ÅPromising clinical stage cannabinoid product pipeline across range 
of therapeutic areas 
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 Meet Molly   

ÅBorn 6 weeks early, on November 14, 2005 ς but completely 
healthy 

ÅSeizures  
ÅAutism 
ÅGait Abnormality and Difficulty 
ÅTemperature Regulation and Autonomic Dysfunction 
ÅMotor Skills Difficulty 
ÅProcessing and Planning problems 
ÅAnxiety 
ÅSleep trouble and disruption 
 



Dravet syndrome also known as- Severe Myoclonic Epilepsy of Infancy (SMEI) 
 
Å Rare and Catastrophic form of intractable epilepsy 
Å Usually begins in the first year of life 
Å Initial seizures often convulsive, associated with fever, and prolonged events 
Å New seizure types emerge in the second year of life 
Å Development remains on track initially, with plateaus and a progressive decline 

typically beginning in the second year of life.  
Å Individuals with Dravet syndrome face a higher incidence of SUDEP (sudden 

unexplained death in epilepsy) and have associated conditions, which include: 
Å behavioral and developmental delays 
Å movement and balance issues 
Å orthopedic conditions 
Å delayed language and speech issues 
Å growth and nutrition issues 
Å sleeping difficulties 
Å chronic infections 
Å sensory integration disorders 
Å disruptions of the autonomic nervous system  

  
  

Children with Dravet syndrome do not outgrow this condition and it affects 
every aspect of their daily lives. 



Better treatment is needed.  

Better treatment is needed. 
 

 
 

ÅWithout better treatment, individuals with Dravet syndrome and related 
disorders face a diminished quality of life. 

 
Å Fear of SUDEP (Sudden Unexplained Death in Epilepsy) is very real and 

ever present. 
 

Å The constant care and supervision of an individual with such highly 
specialized needs is emotionally and financially draining on the family 
members who care for these individuals. 

 
Å Unlike approximately 70% of epilepsies, this population has difficult to 

control seizure, failing drug after drug. 
 
 
       
  



Dravet Syndrome Foundation 
Non-profit, grass-roots organization started in Connecticut in 2009 

Mission 
- To aggressively raise research funds for Dravet syndrome and 

related epilepsies 
- To increase awareness of these catastrophic conditions  
- To provide support to affected individuals and families 
  
  We understand: 

џ The ongoing need to fund innovative research 
џ The urgency in finding better treatments 
џ The motivation of our donors to make an impact specifically in the 

fields of Dravet syndrome and related epilepsies 
џ The importance of transparency and accountability of not only our 

organization, but the researchers that we fund 
 



We must work together, as at our heart, we all have the same goal ς to make a better life for 
those with these syndromes. 

We are all connected, working to find better treatments, and one day a CURE! 

 
Patient & 
tŀǘƛŜƴǘΩǎ 
Family 

Pharmaceutical 
Teams 

Non-Profit 
Awareness 

and 
Fundraising 

Groups 

Financial 
Supporters 

Doctors, 
Nurses, 

Therapists, 
Support 

Staff 



Treatments for Epilepsy: 
A large unmet need 

 
Elizabeth A. Thiele, MD, PhD 

Director, Pediatric Epilepsy Program 
Massachusetts General Hospital 

Professor of Neurology 
Harvard Medical School 



Epilepsy:  Definitions 

ÅSeizure: disturbance in the electrical activity of the brain 

ÅEpilepsy:  two of more unprovoked seizures occurring 

greater than 24 hours apart 

 

ÅEpilepsy is a spectrum of disorders: 

» Many different types of seizures 

» Many causes 

» Many syndromes and types of epilepsy 



Epilepsy:  Definitions 

ÅMedically intractable seizures 

» Seizures that are not controlled by anticonvulsant medications, 

or are controlled only by medications that have significant side 

effects. 

» 1/3 of children with epilepsy will develop medically intractable 

epilepsy 



Pharmacoresistant Epilepsy 

13% 

4% 

36% 

47% 

Seizure-free with 1st drug 

Seizure-free with 2nd drug 

Seizure-free with 3rd or 

multiple drugs 

Pharmacoresistant epilepsy 

Kwan P, Brodie MJ. N Engl J Med. 2000;342:314-319. 

Previously Untreated Epilepsy Patients (n=470) 



Anticonvulsant Drug Development: 
òOldó anticonvulsant medications 

Å 1857  Bromides 

Å 1912  Phenobarbital 

Å 1920ôs (Ketogenic Diet) 

Å 1938  Phenytoin 

Å 1950ôs  ACTH 

Å 1970ôs Valproate, carbamazepine 



Anticonvulsant Drug Development: 
òNewó FDA approved anticonvulsants 

Å 1993  Felbamate, Gabapentin 

Å 1994  Lamotrigine 

Å 1997  (Vagal Nerve Stimulator) 

Å 1997  Topiramate 

Å 1998  Tiagabine 

Å 2000  Levetiracetam, Oxcarbazepine,  Zonisamide 

Å 2005              Pregabalin 

Å 2009  Rufinamide, lacosamide, vigabatrin 

Å 2010  ACTH 

Å 2011  Ezogabine 

Å 2012, 2013 Clobazam, Parampanel, Elsicarbazepine 



Treatment of Seizure Types: 
Anticonvulsant Drugs, 2014 

Primary Generalized 

Absence Myoclonic,  

Atonic, Tonic 

Tonic-Clonic Simple 

Partial 

Complex  

Partial 

Secondary  

Generalized  

Tonic-Clonic 

Partial Onset 

Ethosuximide Benzodiazepines Carbamazepine, Phenytoin, Phenobarbital, Primidone, 

Gabapentin, Tiagabine, Pregabalin, Oxcarbazepine, 

Vigabatrin, Lacosamide, Ezogabine, Parampanel, 

Elsicarbazepine 

Valproate, Felbamate, Lamotrigine, Topiramate, Levetiracetam, Zonisamide, Rufinamide 

?Lacosamide, Clobazam, ?Elsicarbazepine  



Pharmacoresistant Epilepsy 

13% 

4% 

36% 

47% 

Seizure-free with 1st drug 

Seizure-free with 2nd drug 

Seizure-free with 3rd or 

multiple drugs 

Pharmacoresistant epilepsy 

Kwan P, Brodie MJ. N Engl J Med. 2000;342:314-319. 

Previously Untreated Epilepsy Patients (n=470) 



MGH Expanded Access IND 
for Epidiolex 

Å26 patients enrolled in March 2014 

» 25 medically intractable epilepsy 

» 1 refractory status epilepticus 

» Ages 3-24 years of age 

ÅVarious etiologies of epilepsy 

 

 

 



MGH Epidiolex experience: 
13 year old girl with Doose syndrome 

ÅSeizure onset at 3 years of age 

ÅPre-Epidiolex (at time of enrollment) 

» On 4 anticonvulsant medications and vagus nerve stimulator 

» Previously on 11 other ACD, ketogenic diet, and steroid course 

» Daily seizure activity, with mixed seizure disorder 

ï3-4 generalized tonic clonic seizures per week 

ï>20 focal seizures per day 

ïNumerous atypical absence and drop seizures 



ÅOn Epidiolex 

» Seizure free for 5 months 

ïPrevious ñbest seizure controlò 1-2 days 

» Tolerates Epidiolex well with no apparent side effects 

» Now tapering other medications 

MGH Epidiolex experience: 
13 year old girl with Doose syndrome 



MGH Epidiolex experience: 
11 year old girl with TSC 

ÅOnset of seizures at 4 mo with infantile spasms 

ÅSubsequently developed refractory mixed seizure 

disorder, global developmental delays 

ÅPre-Epidiolex (at time of enrollment) 

» On 3 ACD and vagus nerve stimulator 

» Previously on 12 other ACD 

» Daily seizure activity, with mixed seizure disorder 

ï8-12 seizures per day 

ï4-6 generalized tonic clonic seizures per week 



ÅOn Epidiolex 

» Seizure frequency unchanged, although seizures less intense 

» But, significant perceived benefits: 

ïñmuch more alertò 

ïñsignificantly improved eye contactò 

ñmuch more engaged and responsiveò 

» Plan to further increase Epidiolex dose after DEA okay 

MGH Epidiolex experience: 
11 year old girl with TSC 



ÅOnset of seizures at 4 years of age 

» Rare seizure free days since epilepsy onset 

ÅPre-Epidiolex (at time of enrollment) 

» On 5 ACD, dietary therapy, and with vagus nerve stimulator 

» Previously on 6 other ACD and ketogenic diet 

» 10-40 seizures per day 

 

MGH Epidiolex experience: 
20 year old boy with generalized epilepsy 



ÅOn Epidiolex 

» Initial dramatic decrease in seizure activity 

ñseizure freeò for several weeks 

» Subsequent seizure recurrence with longer duration seizures 

ïThought likely due to medication interactions, so adjustments made 

» Currently, seizure control again significantly improved  

 

MGH Epidiolex experience: 
20 year old boy with generalized epilepsy 



Treatments for Epilepsy: 
a large unmet need 

Å Incidence of epilepsy in US per year:  ~150,000 new cases 

ÅPrevalence of epilepsy in US:  ~2.2 million people 

ÅPrevalence of epilepsy world wide:  > 65 million people 
               IOM report on epilepsy,  2012 

 

ÅEstimate of prevalence of refractory epilepsy: 

» US:  730,000 people 

» Worldwide:  21.7 million people 

 

 



Epidiolex® Expanded Access INDs 
Physician Reported Treatment 
Effect Data 
 

14 October 2014 

Dr Stephen Wright, R&D Director  



Expanded Access Studies 
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Expanded access studies are uncontrolled, carried out by individual investigators, and 
not typically conducted in strict compliance with Good Clinical Practices, all of which 
can lead to a treatment effect which may differ from that in placebo-controlled trials. 
Data from these studies provide only anecdotal evidence of efficacy for regulatory 
review, contain no control or comparator group for reference and are not designed to 
be aggregated or reported as study results. Moreover, data from such small numbers 
of patients may be highly variable.  Such information may not reliably predict data 
collected via systematic evaluation of the efficacy in company-sponsored clinical trials.  
Reliance on such information may lead to Phase 2 and 3 clinical trials that are not 
ŀŘŜǉǳŀǘŜƭȅ ŘŜǎƛƎƴŜŘ ǘƻ ŘŜƳƻƴǎǘǊŀǘŜ ŜŦŦƛŎŀŎȅ ŀƴŘ ŎƻǳƭŘ ŘŜƭŀȅ ƻǊ ǇǊŜǾŜƴǘ D²Ωǎ ŀōƛƭƛǘȅ 
to seek approval of Epidiolex. Expanded access programs may provide supportive 
safety information for regulatory review.  Physicians conducting these studies may use 
Epidiolex in a manner inconsistent with the protocol, including in children with 
conditions different from those being studied in GW-sponsored trials.  Any adverse 
events or reactions experienced by subjects in the expanded access program may be 
attributed to Epidiolex ŀƴŘ Ƴŀȅ ƭƛƳƛǘ D²Ωǎ ŀōƛƭƛǘȅ ǘƻ ƻōǘŀƛƴ ǊŜƎǳƭŀǘƻǊȅ ŀǇǇǊƻǾŀƭ ǿƛǘƘ 
labeling that GW considers desirable, or at all.  



Background and Introduction 

ÅExpanded access INDs granted by FDA to individual pediatric 
epileptologists 

In response to unmet medical need 

In children and young adults with range of drug-resistant epilepsies 

 

ÅFDA authorization received to date for approx. 400 children at 17 
US hospital sites 

 

ÅSignificant body of data being generated 
Patients treated according to standardized treatment plan 

All seizure  types  

Use of concomitant meds, blood levels  

Adverse events 
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Latest Data: Overview  

ÅTreatment-resistant children and young adults (mean age 11 years) 

Epidiolex added to existing meds. Patients on average  3 other AEDs 

 

ÅPatients include extreme and rare forms of epilepsy including several 
patients with major congenital structural brain abnormalities 

 

ÅData presented for all 58 patients with at least 12 weeks continuous 
exposure 

UCSF: 9 patients: NYU: 26 patients; Boston: 23 patients 

 

Å16 week data presented for all 40 patients with 16 week data 

 

ÅTotal safety database of 151 patients 
Total estimated exposure:  50 patient-years 
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Safety Data 
(151 patients, approx. 50 patient years treatment) 

ÅMost common AEs ς all causes (10% or more of patients) 
- Somnolence  19%          

- Fatigue  11%          

hǘƘŜǊ !9Ωǎ ƛƴ р҈ ƻǊ ƳƻǊŜ ƻŦ ǇŀǘƛŜƴǘǎ ŀǊŜ diarrhea, decreased appetite, convulsion  
 

 

Å2 withdrawals due to AEs 
 

Å4 withdrawals due to lack of clinical effect  
 

ÅSerious AEs reported in 26 patients (incl 2 deaths, one from 
SUDEP and one from respiratory failure due to aspiration). 
None deemed related to Epidiolex 
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Conclusions 

ÅNew data on additional patients is consistent with previous data on 
initial 27 patients 

ÅEpidiolex treatment is associated with a meaningful reduction in 
seizure frequency in a high proportion of patients with otherwise 
drug-resistant epilepsy 

ÅThe response seen in the first month of treatment is maintained 
(and possibly increased) with increasing duration of treatment 

ÅSeizure freedom is seen in a portion of responders 

ÅPatients with Dravet syndrome have shown an encouraging 
response 

ÅEpidiolex treatment is associated with a reduction in drop seizures, 
the seizure type considered for primary efficacy in LGS trials 

ÅFew patients withdrawing from treatment due to side effects or 
lack of clinical effect 
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Epidiolex® Clinical Observations 

Professor of Neurology, Neurosurgery, and Psychiatry, NYU School of Medicine 

Director, NYU Comprehensive Epilepsy Center 

Dr. Orrin Devinsky 



Clinical Program 



Overview 

ÅFormal development programs for Epidiolex in both Dravet syndrome 
and LGS 

 

ÅFDA Orphan Drug Designations for Epidiolex for both Dravet syndrome 
and LGS, as well as Fast Track Designation for Dravet syndrome  

 

ÅA company-sponsored IND is open with the FDA 
 

ÅPhase 2/3 Dravet syndrome clinical trial on track to commence this 
month  

 

ÅAn additional Phase 3 Dravet syndrome clinical trial is expected to 
commence in early 2015 

 

ÅTwo Phase 3 trials in LGS expected to commence in Q1 2015 
41 



Epidiolex in Dravet Syndrome  
Clinical Trials Program 

Part A (n=30) Part B, placebo-controlled ς 12 weeks (n = 80) 

Study 1 

Study 2 

Phase 3, placebo-controlled - 12 weeks  (n = 120) 

DDI Study adult epilepsy patients 

Long-term 
extension 

study 

Two part study in Dravet syndrome patients on concomitant  AEDs 

Study 4 

Additional efficacy and safety study 

Study 3 

open label safety 
continuation study with 
optional upwards dose 
titration and reduction 
of concomitant AEDs in 
responders 

- 12 week placebo-controlled exposure 
- 3 arms: high dose, low dose, placebo 
-  low dose/high dose regime based on safety results of Part A of first study 

Drug-drug interaction study 

Pharmacokinetics of CBD at different doses 
-  dose-ranging short-term safety & tolerability 
-  drug-drug interaction 

12 week placebo-controlled 
evaluation of efficacy  
and safety  
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