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Forward-
Looking 
Statements BioCryst’s presentation may contain forward-looking statements, including 

statements regarding future results, unaudited and forward-looking financial 
information and company performance or achievements. These statements 
are subject to known and unknown risks and uncertainties which may cause 
our actual results, performance or achievements to be materially different 
from any future results or performances expressed or implied in this 
presentation. You should not place undue reliance on the forward-looking 
statements. For additional information, including important risk factors, please 
refer to BioCryst’s documents filed with the SEC and located at 
ir.biocryst.com/financial-information/sec-filings

https://ir.biocryst.com/financial-information/sec-filings
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This is big.
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HAEA Patient Summit
September, 2013
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HAE attacks are chronic and unpredictable

Bork K, Meng G, Staubach P, Hardt J. Hereditary angioedema: new findings concerning symptoms, affected organs, and course. Am J Med. 2006;119(3):267-274
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HAE attacks increase anxiety and depression for patients

Banerjii A, Davis, K, et al. Patient-reported burden of hereditary angioedema: findings from a patient survey in the United States. Ann Allergy Asthma Immunol. 2020; 124: 600-607
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48% of HAE patients experiencing >13 attacks in 
the past 6 months are unemployed

Banerjii A, Davis, K, et al. Patient-reported burden of hereditary angioedema: findings from a patient survey in the United States. Ann Allergy Asthma Immunol. 2020; 124: 600-607
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~50% of HAE patients have at least one laryngeal attack 
in their lifetime

BioCryst Proprietary Market Research Study, 2019
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82% of HAE patients agreed a once-daily oral pill to prevent attacks 
would allow them to feel more freedom from their HAE

Radojicic, C, Riedl, M, Craig, T, Best, J, Rosselli, J, Hahn, R, and Banerji, A. Patient perspectives on the treatment burden of injectable medication administration for hereditary 
angioedema. Annals of Allergy Asthma Immunology, 2020;125 (5):S24.



11

WHY ISN’T THERE A PILL FOR HAE? “ ”
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GO FASTER; PATIENTS ARE WAITING. “ ”
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This is big.
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Estimated 2,500 HAE patients in Japan
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Granted Sakigake designation by the Japanese PMDA
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ORLADEYO would be 1st approved prophylaxis treatment 
for HAE in Japan
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First HAE candidate to receive positive scientific opinion through 
the Early Access to Medicines Scheme (EAMS) in the UK
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EU HAE prevalence estimated as 1 in 50,000
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Promising Innovative Medicine (PIM) designation granted by 
MHRA April 2018
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Am JMedSci 2017;353(3):247–257 
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Meaningful Changes in Key Biomarkers Indicating Control of Hemolysis 

• Mean increase in Hb from baseline of 3.8 g/dL

• Hb maintained at 400 mg BID without RBC transfusions 

• Mean RBC PNH clone size relative to granulocyte clone size increased 
to 94% from 48% pre-Rx

Study is ongoing – preliminary data. One 2-unit RBC transfusion in Patient B on study day 15 after 50 mg BID x 14 d (previously reported).
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ifopa.org
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Significant Upcoming Milestones in 2021

Data from completed 
BCX9930 dose 
ranging study in PNH 

Approval decision 
on ORLADEYO            
in Japan 
(January 2021)

Approval decision 
on ORLADEYO in EU 

Revenues reported from 
Q1/first full quarter of 
ORLADEYO sales in US

Launch of ORLADEYO 
in Japan

Launch of ORLADEYO 
in Germany

Q32021 Q42021Q12021 Q22021

BCX9930 Advanced Development Trials 

BCX9250 Next Steps

ORLADEYO Revenues
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This is big.
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This is bigger.


