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Item 7.01. Regulation FD Disclosure.
 
BioCryst has previously reported results from a Phase 1 study of healthy volunteers (NCT02448264). At that time, a total of 34 subjects had received single
doses and 40 subjects had received multiple doses of BCX7353. Subsequently, cohorts of healthy Japanese volunteers were added to the study to support
development of BCX7353 in Japan under the Sakigake accelerated R&D designation. Following assessment of single oral doses of BCX7353 of 100 mg (6
subjects) and 500 mg (6 subjects), 250 mg of BCX7353 was administered orally and daily for seven days to ten subjects. Compared to Western subjects
administered the same dose level, plasma drug levels in Japanese subjects were moderately higher. Kallikrein inhibition on day seven of daily dosing with 250
mg in Japanese subjects was similar to that seen at the 350 mg daily and 500 mg daily dose levels in Western subjects.
 
Oral BCX7353 has been generally safe and well tolerated in a total of 96 Western and Japanese healthy volunteers treated, 46 with single doses and 50 with
multiple doses. Dose levels have included single doses of up to 1000 mg, once-daily doses of up to 500 mg for seven days, and once-daily doses of 350 mg
for 14 days. No serious adverse events have been seen and no dose-limiting toxicity has been identified. There have been no clinically significant laboratory
abnormalities, ECG changes, or vital sign changes observed.
 
In single dose subjects, 89% (31 of 35) of adverse events (AEs) have been grade 1. The four grade 2 AEs observed were: nausea (1) and vomiting (1)
occurring in one subject; hay fever (1); and diarrhea (1, from Japanese cohort).
 
In multiple dose subjects, 90% (63 of 70) of adverse events (AEs) have been grade 1. The six grade 2 AEs observed were: upper abdominal pain (1,
discontinued from study); syncope (1); headache (1); diarrhea (1) and upper abdominal pain (1) occurring in one subject (discontinued from study), and
maculopapular rash (1, from Japanese cohort, described below). One grade 3 AE was observed, cutaneous delayed-type hypersensitivity reaction, described
below.
 
The incidence of drug-related skin rash across all multiple-dose cohorts was 4% (2 of 50 subjects). One Japanese subject dosed at 250 mg daily for seven days
developed a grade 2 maculopapular skin rash following cessation of dosing, and one previously reported Western subject dosed at 500 mg daily for seven
days developed a grade 3 hypersensitivity reaction, described as a maculopapular skin rash, following cessation of dosing. Both AEs were assessed by the
investigator as drug-related. The Japanese subject received antihistamines and the Western subject received corticosteroids, and in both cases the rash
resolved within a few days.
 
In early 2016, BioCryst intends to begin a proof-of-concept randomized placebo-controlled trial of BCX7353 in hereditary angioedema (HAE) patients,
APeX-1, and report results in mid-2016.
 
BioCryst recently initiated dosing of subjects in OPuS-4, a long-term safety study of avoralstat (BCX4161). OPuS-4 is a single arm, open-label study to
evaluate the long-term safety of avoralstat prophylaxis in HAE subjects who have completed previous studies of avoralstat, and in new subjects for whom
oral prophylaxis is considered appropriate. Eligible subjects will receive the top dose of 500 mg three times a day that is being evaluated in the OPuS-2 study.
Subjects will be eligible to receive study drug for as long as they are deemed to derive clinical benefit with an acceptable safety profile, or until the product
receives regulatory approval. The study will evaluate the long-term safety and tolerability of avoralstat administered as oral prophylaxis in subjects with
HAE, assess HAE attack frequency, severity and disease activity, and evaluate changes in quality of life during long-term treatment. Further details of the
study will be posted on www.clinicaltrials.gov.
 
The information furnished in this Item 7.01 is not deemed “filed” for purposes of Section 18 of the Securities Exchange Act of 1934, as amended, is not
subject to the liabilities of that section and is not deemed incorporated by reference in any filing under the Securities Act of 1933, as amended.
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