
Fabry pipeline leaves less room for Pharming
Similarly to Pompe, Fabry disease results from the accumulation of
globotriaosylceramide in the cells, leading to symptoms that affect many parts of the
body, causing pain, angiokeratomas, hypohidrosis, corneal opacity, GI problems,
tinnitus, and hearing loss. Fabry disease also involves potentially life-threatening
complications such as progressive kidney damage, heart attack, and stroke. The
accumulation results from the deficient activity of alpha-galactosidase A (a-Gal A),
which breaks down the glycolipids. The disease is caused by an X-chromosome
mutation and affects around 1 in 40,000 men and 1 in 60,000 women.

Several options approved
Currently, patients with Fabry disease receive two ERTs with recombinant
human a-galactosidase proteins: Fabrazyme (agalsidase beta) commercialized
by Sanofi-Genzyme and produced in CHO cells, and Replagal (agalsidase alfa)
commercialized by Shire and produced in a human cell line. In addition, in 2016
Amicus launched a chaperone protein that binds to the misfolded enzyme and
promotes proper folding, processing, and trafficking. Galafold is now indicated for
the treatment of patients above 16 years with an amenable mutation. Unlike in
Pompe, the immunogeneicity with current ERTs is less of an urgent issue compared
to Fabry. Pharming is working on the development of a recombinant version of the
a-galactosidase, and the company believes that it would be a less immunogenetic
and compare favorably with Fabrazyme on efficacy and ease of administration. The
candidate is expected to enter clinical development in 2020.

Busy late-stage pipeline
The late-stage development pipeline includes phase III trials with the further
development of Galafold, with a chemically modified version of a-Gal A from Protalix,
and a glucosylceramide synthase inhibitor from Idorsia. The early stage pipeline
includes a gene therapy from Avrobio in phase I/II trial, and an epigenetic drug from
Resverlogix in phase IIa.

Table 10 - Clinical candidates for Fabry disease

Source: clinicaltrials.gov
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Figure 35 - Overview Ruconest commercialization activities
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Table 11 - Overview HAE trials
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Pharming - Company Profile
Company description

Pharming is a Dutch biotech company commercializing a recombinant C1-INH, Ruconest, for the treatment of
hereditary angioedema (HAE)

SWOT analysis

Strength

Cash generating biotech company

Ruconest is safe and has reliable supply

Available internal funds to invest in pipeline

 Weakness

Ruconest is a single source revenue streatm

New compounds pipeline pre-clinical

Potential pricing pressure in the US HAE market

Opportunities

Recurring supply issues with plasma-derived C1-INH

Phase III failure of oral BCX7353 in Q2'19

Ruconest investigator-initiated trails are positive

 Threats

Shire launch of more convenient lanadelumba in HAE

Phase III success of oral BCX7353 in Q2'19

Phase II success of oral KVD9000 in mid-19

Rating SELL
Price Target €0.60

Closing price (13 Sep 2018) €1.30

Date 14 September 2018, 15:15
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Company data
Bloomberg PHARM NA
Market capitalization $1,098.9m
52-week range €0.47 - €1.62
Number of shares 616.7m
Free float 91.6%
Avg. daily volume (20d) 6,918,458
Avg. daily turnover (20d) €8,783,637
Daily turnover €11,462,450
Next announcement date 25 October 2018
Reporting Period Q4 2018 Results
 
Major shareholders 8.4%
 FMR 3.1%
Polar Capital 3.0%
G-J Hageman 2.4%

Source: Company data, AFM
 
Alex Cogut 
alex.cogut@kempen.com +31 20 348 8517

Source: Kempen estimates
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Income Statement (FY 31-Dec, EUR m) 2017A 2018E 2019E
Total revenues 89.6 148.1 180.4
COGS -12.4 -14.8 -18.0
Gross profit 77.2 133.3 162.3
SG&A -31.4 -41.3 -38.1
R&D -18.7 -18.4 -18.4
Other operating expenses/income (net) -1.8 -25.6 -24.7
EBITDA 25.3 47.9 81.1
Depreciation and amortization -0.6 -0.7 -0.9
EBIT 21.9 45.7 78.4
Interest expense -111.3 -10.3 -7.9
Taxes 9.4 0.0 -1.5
Other financial items -- -- --
Net profit -80.0 35.4 69.0

Balance Sheet (FY 31-Dec, EUR m) 2017A 2018E 2019E
Cash and cash equivalents 60.0 55.2 90.7
Receivables 11.3 18.6 22.7
Inventories 18.3 30.3 36.9
Deferred tax assets 9.4 7.4 1.8
Financial assets and other current assets 2.3 1.9 1.5
Tangible fixed assets 8.2 10.5 12.3
Intangible fixed assets 56.6 56.6 56.6
Goodwill -- -- --
Other non-current assets -- -- --
Total assets 166.2 180.5 222.5
Payables 27.2 32.5 39.5
Deferred revenue (milestones / pre-payments) 2.3 0.0 0.0
Other current liabilities 28.3 28.4 24.7
Provisions -- -- --
Long-term liabilities 89.6 65.4 35.0
Total liabilities 147.4 126.3 99.2
Total liabilities and shareholder's equity 166.2 180.5 222.5

Cash Flow Statement (FY 31-Dec, EUR m) 2017A 2018E 2019E
EBITDA 25.3 47.9 81.1
Cash interest income/expenses -111.3 -10.3 -7.9
Cash taxes 9.4 0.0 -1.5
Changes in provisions -- -- --
Changes in working capital 13.9 -14.0 -3.6
Changes in deferred revenue (milestones) -0.9 -2.3 0.0
Other cash adjustments 12.3 -6.8 1.9
Cash flow from operating activities -51.3 14.5 70.0
Cash flow from investments -3.5 -1.1 -1.4
Dividends paid -- -- --
Proceeds from equity issues 71.3 0.0 0.0
Debt drawdowns/(repayments) 14.1 -15.2 -30.4
Cash flow from financing activities 85.4 -15.2 -30.4

Ratios 2017A 2018E 2019E
EV/revenues 3.8x 5.4x 4.0x
EV/EBITDA 13.5x 16.6x 9.0x
P/E nm 22.1x 11.4x
Net debt / EBITDA (x) 0.8x 0.2x -0.7x

Metrics 2017A 2018E 2019E
Total revenue growth nm nm nm
COGS as % of revenue 13.9% 10.0% 10.0%
SG&A as % of revenue -35.1% -27.9% -21.1%
R&D as % of revenue -20.8% -12.5% -10.2%
EBITDA margin (%) 28.3% 32.4% 45.0%
EBIT margin (%) 24.4% 30.9% 43.5%
Net profit margin (%) -89.2% 23.9% 38.3%
Cash as % of market cap 18.7% 7.0% 11.6%
YE number of FTE -- -- --

Source: Kempen estimates
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