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Forward-looking statement

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 
http://investor.shareholder.com/biocryst/sec.cfm

http://investor.shareholder.com/biocryst/sec.cfm
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O r a l  d a i l y  d o s e  o f  B C X 7 3 5 3C1INH levels at baseline 
and after SC dosing

with CSL-8301
BCX7353 plasma concentrations at 24 hours post-dose

Exposure in APeX-1 and Phase 1 BCX7353 trials, and SC C1INH

1 Longhurst, H. et al. N Engl J Med 376, 1131-1140 (2017). Box plots represent median, 25th and 75th

percentiles, minimum and maximum values. CSL-830  and BCX7353 data are from distinct clinical trials and 
no head to head study has been conducted.

CSL-830 Phase 3 study BCX7353 APeX-1 & Phase 1
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HAE Prophylactic Products: Positioning of Efficacy vs. Convenience
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KOL 1: “Oral therapy is 
the holy grail…”

KOL 2 & 3: “Patients will 
sacrifice some efficacy for 

the convenience of an 
oral…”

Even as more prophylactic therapies become available for HAE, KOLs are still 
voicing a strong desire for an oral HAE therapy for their patients

Source: KOL 1: JMP Securities Conf Call: on emerging treatment options for HAE  – June 13, 2017 at 10:00 am ET; KOL 2 & 3: Ladenburg Thalmann KOL HAE Call Details for 
March 3, 2017 at 1:00 pm ET. Piper Jaffray & Co./Specialty Pharmaceuticals: Expert Call on Hereditary Angioedema on July 6, 2017 at 2:00 pm ET. 
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Quality of life scores, per protocol population analysis of change 
from baseline (Parts 1 & 2)

Difference in adjusted least square means are shown (Active treatment minus Placebo). 
ANCOVA Model includes terms of treatment and adjusted qualifying attack rate.
Reductions (negative changes from BL) represent improvement in quality of life scores.                                    
MCID, minimum clinically important difference, -6 points (Weller, K. 2016. Allergy 71(8): 1203-1209.)
* p < 0.05, ** p< 0.01, BCX7353 dose level compared with placebo
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Quality of life scores, intent to treat analysis of change from 
baseline (Parts 1 & 2)

Difference in adjusted least square means are shown (Active treatment minus Placebo). 
ANCOVA Model includes terms of treatment and adjusted qualifying attack rate.
Reductions (negative changes from BL) represent improvement in quality of life scores.                                    
MCID, minimum clinically important difference, -6 points (Weller, K. 2016. Allergy 71(8): 1203-1209.)
* p < 0.05, ** p< 0.01, BCX7353 dose level compared with placebo
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ZENITH-1 trial design

 The ZENITH-1 trial will evaluate the potential for an oral liquid formulation of BCX7353 to treat acute angioedema 
attacks

 Each subject is intended to have 3 attacks treated with blinded study drug
− 2 with BCX7353 (A) and 1 with Placebo (P)

 Subjects must have at least one attack per month for three months to qualify for the trial
 Primary efficacy endpoint: proportion of subjects with either improved or stable composite visual analog scale 

(VAS) score at 4 hours post-dose

Sequence 1: A, P, A

End 
of 

Study
Visit

Screening                                 Treatment                          Follow-Up

Screening
visit

Sequence 2: P, A, A

Sequence 3: A, A, P

Part 2:
BCX7353 500 mg

single doses
n = 12

Part 1:
BCX7353 750 mg

single doses 
n = 12 - 36

Part 3:
BCX7353 250 mg

single doses
n = 12

Total
n = 36 - 60

+ + =
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ZENITH doses provide a range of target PK coverage

Simulations performed using PK data from phase 1 study of capsule solid dosage form of BCX7353. 
Cmax concentrations are actual for daily dosing steady state  of 250 mg, 350 mg, and 500 mg in phase 1 study & 
single doses of 250 mg and 500 mg
Cmax concentrations are simulated for 750 mg single dose

Blue shaded bar represents 4 to 8 x EC50
Durations estimated for target of 8 x EC50
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Second quarter operating results
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YTD operating results
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Cash position & 2017 guidance (in millions)

Cash & investments at December 31, 2016 $65

Cash & investments at June 30, 2017 $96

Senior Credit Facility $23

Guidance for 2017:

Operating cash utilization $30 – 50

Operating expenses# $53 – 73 

# Excludes equity-based compensation.
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