
Learn How I Turned $15,253 into over $2,900,000 
Trading Biotech Stocks

The $2.9 Million
Biotech Trade Playbook



This is your playbook to 
potentially generating what 
some call ‘unrealistic’ profits… 

More specifically, it is a step-by-step walkthrough of how 
I select upcoming biotech catalyst events in the market 
to catch potentially explosive profit movements. In terms 
of raw profit potential, my strategies may be considered 
more valuable than spending countless years studying the 
markets…

There are 6 sections in this playbook. When you get to the 
last section, you’ll find an invitation to one of my special 
online training sessions, but it’s recommended that you first 
understand the material in this playbook since it serves as 
the foundation to additional training.

Inside, you will learn:

How I was able to make a 18,000% ROI in just 4 years.

10 powerful reasons why biotech can be so lucrative

How to zero-in on the most lucrative signals of a biotech stock

What to do right after you’ve finished reading this playbook

How to use 
the Playbook



I’m only 26 years old, but as someone who’s 
already earned millions trading stocks, I’m 
exponentially more qualified to teach you how 
to trade biotech stocks than anyone else.

I have a background in biotechnology, finance, 
and technical charting, which I’ve been able to 
use to my advantage in the markets. In the last 
few years I’ve been featured on Yahoo Finance, 
Market Watch, The Street, Seeking Alpha and 
the Money Show. 

In my opinion, there is a toxic, wide-held 
belief regarding what profit opportunities are 
‘realistic’... DO NOT believe the masses. There 
ARE secrets to trading in niches that generate 
astounding returns while still managing risk 
carefully...  I’m the master of the biotech 
niche... and I’m on year 5 of unrealistic profits.

My mission is to teach investors and stock 
traders like yourself how to discover, track and 
evaluate today’s hottest Biotech companies on 
your own, so you can start trading their stocks 
for exceptional profits.

Kyle Dennis
Director & Co-Founder



I've earned 
$2,900,000 in 
4 years Trading 
Biotech Stocks

The returns I've earned may sound unrealistic. No one 
on Wall Street will open up their statements like this... 
and that's why I'm sharing this with you to prove my 
success. As you can see, once I discovered my secret 
strategy, my gains exploded year over year!

Here are EXACT copies of my 
tax forms and trade statements 
from the last three years.
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The biotech sector is an incredibly unique corner of the market. The 
companies in this market are all about creating drugs and solutions 
to help prevent or cure diseases and medical conditions. 

As you can imagine, there are many hoops a biotech company must 
get through to fully come to fruition. These hoops are referred to 
as ‘catalysts’, which cause the price of a biotech stock to move in 
massive ways based on what it means for a biotech company’s 
outlook. 

By learning and mastering the ‘catalysts’ of the biotech sector, you 
can latch on to numerous massive upward trends in the market and 
potentially drive your profitability through the roof as I have proven 
to do continuously for the last 5 years now...

What is 
Biotech Trading?
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why all the catalysts I look for are specifically in the biotech sector.

Before we get started, you’ll need to know the difference between 
day trading, swing trading, and investing.

Let’s start with day trading. If you’re a day trader, that means you’re 
buying and selling a stock within the same day to take advantage of 
price movements in a “short” time. 

On the other hand, we have swing trading. This is a short-term 
trading strategy in which you hold your positions over one day, but 
the time you hold onto your position shouldn’t last for more than a 
few weeks or so. This method is primarily used to identify a trend or 
catalyst in an attempt to potentially capture a larger price movement 
in the stock.

Moving on, investing is very different from both day and swing 
trading. With investing, your goal is to hold onto a position for 
an extended period of time. Your holding period is generally for 
multiple months or years. Investing primarily involves looking at the 
long-term changes in a stock, ranging from financial performance to 
catalysts that could drastically change the company.

Of the three styles I described above, I best fall into the category 
of swing trading… That’s because I tend to focus on market events 
known as ‘catalysts’ which move the price of a stock up or down… We 
will get into trading catalysts in a moment, but first, let me explain 

My Style of Trading



10 Reasons Why 
I’m 100% Focused on 

Biotech Stocks
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Most traders in the U.S. trade 
across the Nasdaq, Dow, S&P, and 
NYSE…

Great traders know how to get an advantage… they pick a sector 
and specialize… but even better traders pick the very BEST sector to 
specialize in… 

For the next 20 years… BIOTECH is THE market to be in. 

I’ve got 10 reasons that tell you exactly why biotech is the place to 
be:

1. Downright Outperformance - Over the last 5 years, biotech has
drastically outperformed the S&P 500. The biotech index is up over
200%, while the S&P index is up about 90%.

2. Constant Acquisitions - Large cap Biotech companies continue to
grow through acquisition of developmental Biotech companies. The
large cap companies have a ton of cash that they’ve been putting to

work.

3. Data Releases - Biotech companies have binary events that can
not only change lives, but make people fortunes. Since these biotech
stocks can have such huge gains on a data release, they usually trend
higher as the date approaches. As a trader, we can take advantage
of this and capture large gains without taking the risk of holding
through data.

4. An Information Arbitrage - Since many of these Biotech
companies are so small, a lot of them are still flying below the radar.
In other words, you’ll rarely see them being talked about on CNBC
and other major media outlets. This gives individual investors like
you and me an edge when it comes to research. Additionally, many
of these companies are too small for bigger institutions and hedge
funds to invest in. This gives parttime and fulltime retail investors an
added advantage.

5. The Small Cap Benefit - Most Biotech companies are valued at
under $1 billion, which means any positive catalysts or news about
the company can be very important. Also, the share structures of
these companies, and the relatively low number of outstanding
shares, make it possible for traders to take advantage of extended
moves and short squeezes.

6. Equity Protection via Partnerships - Big pharmaceutical
companies have been partnering with smaller Biotech companies
helping them to further develop their pipeline of drugs. Sometimes,

10 Reasons Why 
I’m Focused on 
Biotech Stocks
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valuable.

Quite frankly, the biotech market is a gold mine… and it can offer 
massive opportunities for the smart trader who is willing to do a little 
homework. Ok, let’s get started!

these small companies can develop a new drug without using much 
of their own money. This means a new drug could potentially go 
through clinical trials with little dilution to shareholders.

7. Profit Opportunity of Drug Exclusivity - When a new drug gets
approved by the FDA, the company is protected for a period of
time in which a generic cannot be produced or sold to the general
public. That gives the drug exclusivity and if this happens to be a new
treatment, the company can sell the drug without any competition.
This makes developing a drug a very profitable venture, once it gets
approved.

8. Continuous Demand of Breakthrough Technology - There is a
continuous stream of new technology being developed by Biotech
companies. Some of these new developments are giving us hope that
will be able to better treat cancer, and even edit human genes.

9. Supportive Trend of the Sector - Everybody knows the
U.S. population is aging. Baby boomers are by far the largest
demographic in our country, and they’ll continue to need quality
medical care now, and in the years to come. It’s easy to see how this
constant influx of new older patients will be a positive catalyst for
healthcare & biotechnology companies.

10. Increasing FDA Approval Rate - Over the last 10 years, the Food
& Drug Administration has been quite lenient when approving new
drugs. The last 5 years has seen record levels of drug approval, and
this leniency has made these small cap biotech companies a lot more



My Biotech
Catalyst Strategy
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Now let’s take a closer look at the term “catalyst.” A catalyst 
is typically an event that moves the price of a stock up or 
down. This could range from an earnings release, company 
news, analyst comments, a lawsuit, FDA approval or the 
commencement of a Phase I, II or III trial. If you don’t know what 
these terms mean, don’t worry. You’re probably wondering… 
what’s a phase I,II, or III trial?

The clinical testing, or testing 
stage of a drug candidate on 
humans, is comprised of three 
trials.

You probably could figure out Phase I is the first stage.

A Phase I trial is typically a dose testing trial conducted in 
healthy volunteers. The end goal of this trial is to determine the 
maximum tolerable dose in healthy humans. If the company gets 
the okay to move onto a Phase II trial, a small patient population 
would be used to determine the safety, and sometimes the 
efficacy, of the drug.

The Phase II trial is divided into Phase IIa and IIb, sometimes. A 
Phase IIa trial is primarily conducted in order to test the dosing 

requirements in patients. On the other hand, a Phase IIb done to 
test the initial efficacy. 

The Phase III trial, is a large scale, full-fledged, and often 
pivotal, trial to test the efficacy and safety, which standardly uses 
a drug arm and a control arm, ideally the current standard of 
care, or, barring that, a placebo. In short, the Phase III clinical 
trial is conducted to confirm the effectiveness, monitor the side 
effects, as well as compare the drug to other commonly used 
treatments. Consequently, data would be collected to determine 
whether the drug or treatment could be used safely.

As you can see, there is a fair amount of ‘biotech catalyst 
event’ terminology used in this form of trading. I’ve included a 
complete glossary of biotech catalyst terms to get familiar with 
at the end of this guide. When you come across a term you are 
not familiar with, it’s likely a type of biotech catalyst event… so, 
please check the terminology section as needed.

Now, my strategy primarily involves following these kinds of 
events. I’ll follow important events that may be coming, and I’ll 
trade the stock in anticipation of the event. Generally, if a stock 
has a positive catalyst, it will go up, and vice versa.

Moving on, let’s look at an example. Vericel Corp. (NASDAQ: 
VCEL) is one stock that I’ve traded, and I’d like to get into the 
reason behind the trade. For this stock, the company had a U.S. 
Food and Drug Administration (FDA) approval date on January 

Catalyst Strategy
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3, 2017, for its MACI drug, and I identified this event about a 
month before this event. To find this event I used a website, 
BioPharmCatalyst, as shown below:

Moving forward, I’ll be using charts provided by TradingView, as 
it is a free service, and you could use it when you’re first starting 
out.
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Here’s a look at VCEL ahead of the catalyst:

Now, I got long some shares at around $2.25. Thereafter, the 
stock hit $2.58 and it pulled back, and I thought, “This is a good 
time for me to add to my position.” So I got into more shares and 
had an average price of around $2.28 per share. Now, I rode this 
up to around $2.60, and pulled back more. Thereafter, the stock 
moved higher in anticipation of the FDA approval and I sold out 
around $2.66 per share.

Here’s a look at where I got out:

Now, the company actually announced an early FDA approval 
and spiked up to around $3.00. I swung this position around 
three to four weeks ahead of the FDA approval data, and it didn’t 
really matter whether these results were good or bad. I took 
my profits, and I was rewarded for swinging this position. In my 
opinion, it makes sense to get into a position like this and exit 
on a pop ahead of the catalyst, as there is less risk than actually 
holding onto the position to see whether the stock has a positive 
or negative. Vericel ultimately got FDA approval, it would’ve 
been nice to have had the position when it got FDA approval in 
mid-December 2016, but this was really a tossup, and as swing 
traders, you’ll need to follow a rules-based trading approach. If I 
held onto this position, in my opinion, this would have just been 
gambling, cause this event could have really went either way.
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Let’s move onto another example. Now Oncomed 
Pharmaceuticals Inc (NASDAQ: OMED) was selling off coming 
into the event. That in mind, traders may have gotten short, a 
few days ahead of the event, and bought back shares before its 
release, as shown in the chart below. However, keep in mind, 
having short positions is risky, and you generally not take short 
positions when you’re first starting out.

Let’s look at a third example. Nektar Therapeutics (NASDAQ: 
NKTR) was expected to announce its Phase III data around 
March 20, 2017. Now, if you look at the chart below, the run up 
in the stock ahead of the catalyst, was quite similar to that of 
VCEL. Here’s a look at the chart of NKTR with annotations.

The stock was expected to release data regarding its NKTR-181 
treatment for lower back pain, and you could’ve gotten in around 
$14.25 per share and got out when it popped before the release.

There’s a plethora of information on BioPharmCatalyst, and you can 
get a heads up on the expected dates that companies may release 
data regarding their drugs, in addition to IPOs and PDUFA dates. 
Now, if you don’t know what these terms mean, don’t worry, as I 
mentioned earlier, just go use the glossary of biotech catalyst terms 
at the end as needed.



How to Find Biotech 
Catalyst Events
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You should now have a good grasp on what type of trading we’re 
focused on. In this chapter, we’ll be going over how you could 
identify catalyst events in biotech and pharma names.

You can go to www.biopharmcatalyst.com to look at calendars of 
biotech events, such as Phase I, II and III data releases which are 
defined in the glossary at the end of this guide. 

The site is free and categorizes upcoming events, for biotech and 
pharma companies. Here’s a peek at where you’ll need to look to 
find such events:

Source: BioPharmCatalyst FDA Calendar

How to Find Biotech 
Catalyst Events

If you refer to this link, this database will give you some, but not all, 
upcoming biotech catalyst events. There’s a lot of events, so there 
could be a lot of opportunities. This will be one of your secret tools, 
when you’re first starting out.

If you look from left to right, you’ll notice the ticker, the price, the 
drug, the stage, and the expected date that the catalyst is being 
released. Let’s pick one example and go over it together. For this, 
we’ll look at Cempra Inc. (NASDAQ: CEMP). Just simply type in the 
ticker, and you should see something like this… 

So with CEMP, you’ll notice the drug, Solithera, which is taken orally, 
and used to treat community-acquired bacterial pneumonia (CABP), 
and the current stage it’s in: PDUFA, which stands for Prescription 
Drug User Fee Act. This stage takes 10 months for standard 
designation, and 6 months for the accelerated designation, from 
the date of the new drug application (NDA) filing. PDUFA is an FDA 
approval date. Under the catalyst category, you’ll notice the dates. 
For the indication of Solithera, PDUFA was expecting the approval 
date to be on, or around, December 27, 2016. Additionally, at the 
time, they were going to have an advisory committee meeting on 

http://www.biopharmcatalyst.com/
http://biopharmcatalyst.com/calendars/fda-calendar
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November 4, 2016.

Now, you look at its other drugs, you’ll notice dates for the 
catalysts. However, keep in mind, these aren’t exact dates, if 
you look at the catalyst for Taksta, you’ll notice it says Phase III 
was initiated in December 2015, and the trial is expected to be 
completed during the first half of 2017. If you look at the date, it 
says June 30, 2017, note this is not an exact date, the data could 
come before that. When looking at these dates, make sure you 
read the description to know whether it’s an exact date or not. If 
you click on the links (the dates are the links), you’ll be directed 
to the press release.

Let’s look at another example. Follow along, and type in the 
ticker NTRP. Neurotrope Inc (NASDAQ: NTRP). You should see the 
image below, depending on when you’re doing your research:

The drug is Bryostatin, which is used to treat Alzheimer’s disease. 
Bryostatin is currently in the Phase II stage, and it’s expected 
to report data for the Phase II clinical trial in April 2017. The 
company announced the conclusion of its dosing and patient 
monitoring on February 28, 2017. If you click on the link (the 
date under the catalyst category), you’ll be directed to the press 
release. The press release is issued by the company, so there’s 

no fake news here. 

Here’s what should come up, after you click the link:

If you follow the link above, you could get a detailed look at the 
press release on February 28, 2017. Keep in mind, again, this 
date here is not exact. The company expects to report data in 
April 2017, and it does not necessarily have to be on April 30, 
2017. It’s really important to keep in mind that these dates are 
exact, and we’ll look at another example.

http://www.prnewswire.com/news-releases/neurotrope-bioscience-concludes-patient-dosing-and-monitoring-in-its-148-patient-phase-2-clinical-trial-of-moderate-to-severe-alzheimers-dementia-300414678.html
http://www.prnewswire.com/news-releases/neurotrope-bioscience-concludes-patient-dosing-and-monitoring-in-its-148-patient-phase-2-clinical-trial-of-moderate-to-severe-alzheimers-dementia-300414678.html
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31, 2016 because the date is not exact. You wouldn’t want to 
hold this stock starting in mid-October 2016 in anticipation of the 
catalyst, and then the Phase III final data comes out early and 
the data is bad, and you weren’t expecting it, which would cause 
the stock to drop.

Now, ultimately, ANTH released its Phase III results on 
November 10, 2016. Here’s a look at a snippet of the press 
release:

If you’re interested in looking at the results of this trial, you 
could read up on the press release here.

Now, looking at more examples will help you reinforce this idea 
that these dates aren’t exact. Once you get the hang of it, it 
should be easier for you to identify events.

Let’s take a look at Anthera Pharma (NASDAQ: ANTH).

If you look at where my pointer is hovering over, you’ll notice 
Anthera, its drug Blisbimod, which is targeted to treat Lupus, 
as well as the catalyst. Notice the date here, it says October 
31, 2016. However, if you look at the description, the company 
expected to release Phase III final data in early 4Q 2016. Now, 
this is open to interpretation. Early fourth quarter 2016 could 
mean October or November 2016. That in mind, you would not 
want to hold this stock in anticipation of the catalyst on October 

http://investor.anthera.com/releasedetail.cfm?ReleaseID=998740
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With that said, let’s look at some other examples. Here, you’ll 
notice Alder Biopharmaceuticals Inc (NASDAQ: ALDR). The drug 
is ALD403 - PROMISE 1, which is targeted for the treatment of 
frequent episodic migraine. The drug is in its Phase III stage. 
However, the date is unclear and not exact, it just simply says 
June 30, 2017. 

Notice how the description says Phase III PROMISE 1 topline 
data is due 1H 2017. That could mean anytime between January 
2017 and June 30, 2017. Again, you wouldn’t want to hold onto 
this anticipating a move around June 30, 2017.

This is just one part of the research process you’ll need to 
do. Moving on, we’ll look at some ways to analyze biotech 
companies.



Winning Your Biotech 
Company Analysis
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Now, you’ll learn how to find opportunities, trades and conduct 
more in-depth research.

First, we’ll look at the general process of clinical trials, FDA 
approvals, and some of the best catalysts, in my opinion, to 
potentially profit off of. Moreover, we’ll go over how to define 
risky situations, as well as timing entries and exits.

When a biotech company begins, or looks, to develop, there 
are multiple stages it’ll need to pass before its treatment gets 
approval from the FDA. First off, a biotech company files an 
IND form, in other words, it’s filing to commence the process of 
developing a new drug. Thereafter, the drug moves onto Phase I, 
Phase II and Phase III trials.

Generally, I find that Phase I trials are not that tradable since it’s 
still early in the developmental stages. However, if the company 
provides Phase I data indicating the treatment is relatively safe 
to use with well-defined side effects and dosage ranges, then it 
would move onto the next developmental stage, which is Phase 
II. Thereafter, if it clears Phase II, the company would move onto
a Phase III clinical trial.

Now, the Phase II and Phase III clinical trials are more tradable, 
in relation to the Phase I. The Phase II stage, the treatment is 
given to a larger group of people with a specified condition or 
disease. This stage involves gathering preliminary data regarding 
the efficacy, or effectiveness of the drug, as well as further 
assessing the treatment’s safety and “best” dosage. After this 
stage, if the company has good data, it would move onto a Phase 
III clinical trial, which is conducted to confirm the effectiveness 
of the treatment. In addition, the company would monitor the 
side effects and compare the treatment to other commonly used 
treatments for the specified condition or illness. That in mind, 
when a company reaches the Phase II and Phase III stages, the 
company starts showing some potential value, proving the drug 
is safe and could be used as a treatment for the particular illness 
or condition.

Now, if it provides good data in the Phase III trial, then it 
gets sent of to an FDA approval. It could move right onto the 
approval, or the U.S. FDA could ask an advisory committee 
(adcom) to vote on whether the treatment would be approved. 
If we look at an example, Egalet Corporation (NASDAQ: EGLT) 
announced that the joint meeting of the FDA’s Anesthetic 
and Analgesic Drug Products Advisory Committee and Drug 
Safety and Risk Management Advisory Committee voted 18 
to 1, recommending the approval of its treatment ARYMO ER 
(morphine sulfate) for the treatment of daily severe pain.

Since traders were already expecting the company to gain FDA 

Winning Your Biotech 
Company Analysis

http://www.prnewswire.com/news-releases/egalet-announces-fda-advisory-committees-recommend-approval-of-abuse-deterrent-arymo-er-morphine-sulfate-and-reports-second-quarter-2016-financial-results-300309621.html
http://www.prnewswire.com/news-releases/egalet-announces-fda-advisory-committees-recommend-approval-of-abuse-deterrent-arymo-er-morphine-sulfate-and-reports-second-quarter-2016-financial-results-300309621.html
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approval for this stock, it’s what traders would call a “priced-in 
event.” This may explain one of the reasons why the stock was 
having a hard time running up. Here’s a look at the daily chart of 
EGLT with annotations:

Source: TradingView

Notice how EGLT experienced some volatility during the 
approval, and did not really break out, since the vote indicated 
that there was a high probability of the treatment becoming FDA 
approved.

Generally speaking, I find adcom votes, Phase II and III, and FDA 
approvals are better catalysts to trade off. However, don’t get 
me wrong here. In some cases, Phase I data could be important, 
if it’s for a disease or condition that currently doesn’t have 
treatment.

In short, those are the developmental stages. Moving on, 

in between the Phase III and the FDA adcom, the company 
sometimes will file what is known as an NDA, or New Drug 
Application, which you can learn more about in the glossary of 
terms. Then, the FDA will review the data and trials, before giving 
the company an approval or adcom meeting. Think of it as a 
college or job application, they’ll review your application before 
they decide to accept you.

Let’s take a look at some websites, tools and events that you 
could use to find catalysts, now you’re not limited to only using 
these tools, these are just some websites that I find useful:

• As we’ve already stated earlier, BioPharmCatalyst.com is
one tool that I find quite useful. Make sure you don’t go
to BioPharmCatalyst though, I’ve made that mistake a few
times. You can find upcoming events on BioPharmCatalyst.
com, they have most upcoming events, but not all.

• FDAtracker.com is another website, but it does cost around
$30 a month with some useful tools. However, if you’re
just starting out, you should try to limit your costs, and
BioPharmCatalyst.com should be enough, until, if and when,
you become profitable.

• Now, company websites and presentations could provide
useful information. If you want to do some further analysis,
after you’ve found a potential catalyst on BioPharmCatalyst,
you should refer to the company’s websites to get a better
idea of the treatment.

• Seekingalpha.com also provides earnings call transcripts,

https://www.tradingview.com/chart/z3pleQ4T/
https://www.fda.gov/Drugs/DrugSafety/ucm535708.htm
https://www.fda.gov/Drugs/DrugSafety/ucm535708.htm
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The stock had a price of just over $3 per share, as you could 
see next to the ticker. If you look right next to the price column, 
you’ll notice the drug column. If you recall, this column shows 
the drug name, and the indication and what it would be used 
to treat. In this case, BTX’s OpRegen targeted at Dry Age-
Related Macular Degeneration (Dry–AMD). Generally, conditions 
and diseases that currently do not have any FDA-approved 
treatments, companies with treatments for these types of 
conditions could be more profitable. Getting back to the case of 
BTX.

Now, according to the company’s press release, it’s expected 
to report data at the Association for Research in Vision and 
Ophthalmology. According to BioPharmCatalyst, you’ll notice the 
development stage the company is in, next to the drug/indication 
column. Then, you’ll notice the catalyst column, which shows 
that Phase II is underway, and data is expected to be released at 
ARVO conference on May 8, 2017. 

Now, if you click on that link, it’ll redirect you to BioTime’s press 
release. Dry-Age Macular Degeneration (Dry-AMD) currently 
affects approximately 10 million Americans. Dry-AMD is one of 
leading causes of blindness in people over the age of 60. That 
in mind, around 90% of these patients suffer from the dry form, 
and, at the time, there were no FDA-approved therapies. 

Now, since there is currently no treatment for this drug, this 
stock could soar if it gets FDA approval.

which could also provide useful information.
• Biotech conferences, such as the ones conducted by JP

Morgan, ASCO (typically a cancer conference) and ASH. The
JP Morgan conference is usually at the beginning of the year,
and some biotechs typically perform well during that time.
Keep in mind, these aren’t the only conferences out there,
I just wanted to give you an idea that these could also be
potential catalysts.

Now, the share price of the stock is quite important here. On 
April 21, 2017, BTX closed at just above $3 per share. That in 
mind, you’ll be able to hold more shares, while maintaining a 
10% to 15% range of allocation in your portfolio. Therefore, you 
still have some leeway and won’t use a bulk of your capital. A low 
stock price doesn’t necessarily mean the company is worse than 
one with a higher price. Additionally, it’s typically harder for a 
stock to double if it’s say $50 per share, because it would need to 
move 50 points. However, with a lower priced stock, such as one 
that’s trading at $3 per share only needs to 3 points to double.

Now, we’ve already gone over a little bit about how to use 
BioPharmCatalyst.com, but let’s take a look at some more 
examples to reinforce what you should’ve already learned in the 
previous chapter. Take the case of BioTime, Inc. (NYSEMKT: BTX).

Source: BioPharmCatalyst FDA Calendar

http://investor.biotimeinc.com/phoenix.zhtml?c=83805&p=irol-newsArticle&ID=2254037
http://www.businesswire.com/news/home/20170119005455/en/Additional-Data-BioTime%E2%80%99s-OpRegen%C2%AE-Clinical-Trial-Dry-AMD
http://www.businesswire.com/news/home/20170119005455/en/Additional-Data-BioTime%E2%80%99s-OpRegen%C2%AE-Clinical-Trial-Dry-AMD
http://biopharmcatalyst.com/calendars/fda-calendar
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Now, if you go to the website, you could go under the about 
section to see what the company does, and what products it has.

Here’s a look at Celldex’s About Page:

Source: Celldex

Moving on, let’s look at another example.

Source: BioPharmCatalyst

Celldex Therapeutics (NASDAQ: CLDX) was set to report Phase 
II data for its melanoma cancer drug. This would be considered 
a better trader because the date was known, and the treatment 
is for cancer. Here’s the press release that noted the data 
presentation date:

Source: Celldex Therapeutics

http://www.celldex.com/about/about-overview.php
http://biopharmcatalyst.com/calendars/fda-calendar
http://ir.celldex.com/releasedetail.cfm?ReleaseID=992756
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If you look at the company’s drug pipeline page, you’ll see the 
number of drugs in its pipeline, and the development stages it’s 
in. Here’s a look at the Celldex pipeline:

You’ll notice the Celldex is a cancer company, and you’ll see it 
has 5 drugs in its pipeline.

Now, you would also want to look at a biotech company’s Events 
& Presentations page. Celldex does not have any presentations, 
as of this recording. However, biotech companies typically have 
Presentations in the PDF format, as well as upcoming events.

You’ll also want to go under the company’s Investors & Media 
tab to see more information, such as SEC filings, financial results, 
press releases, and other information. Next, you’ll need to know 

You could also look at its Board of Directors, Management, and 
Scientific Advisory Board. If you click on the Management link, 
you could get a more in-depth look at its management team. 
When researching a company, you’ll want to see a management 
team with an experienced management team, which has worked 
at other biotech companies.

Next, you’ll want to look into its drug pipeline. Here’s a snapshot 
of Celldex’s pipeline page:

Source: Celldex

http://www.celldex.com/about/management.php
http://www.celldex.com/pipeline/pipeline-overview.php
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the inner workings of the markets, this includes financials, how 
a company raises capital, and the initial public offering (IPO) 
process.

Knowing the inner workings of the stock market is critical to 
trading biotechs. We’re always focused on trading and trying 
to pick the ones we think are poised to rise. However, that’s all 
influenced by the inner workings of the markets, such as initial 
public offerings (IPOs), secondary offerings, warrants, and a lot 
of other things. At first glance, it might not seem like we need to 
learn about how the markets work, but they actually do affect 
what we’re trading. That said, it’s beneficial to learn these things, 
and if you do become an accredited investor one day, you might 
be able to participate in things like IPOs.

Let’s say you have some hypothetical company, Company A, 
which is currently private. Let’s say Company A is in the business 
of cybersecurity, and it has developed some technology and a lot 
of consumers and companies are using its technology to protect 
themselves against cyber attacks. Let’s assume the company is 
generating some revenue, and there are just a few shareholders.

Now, the company wants to expand its reach, hire more coders 
to make its platform more efficient and salespeople. One way 
for Company A to raise capital is to take it public by conduct an 
initial public offering, also known as an IPO. There are multiple 
steps to issue an IPO. You’ve probably heard that word a bunch 
of times. But let’s go over what that exactly means.

An IPO is one exit strategy that companies could take to raise 
capital. Now, an IPO is a process that allows a company to sell 
stock to the general public and be tradable on an exchange, such 
as the NYSE or NASDAQ. Now there’s a long process for an IPO, 
which involves three periods: the pre-filing, waiting and post-
effective.

In the pre-filing period, the company looking to conduct an IPO:

• First chooses an investment bank to lead the IPO. The
investment bank leads the pricing and execution of the IPO,
but there could be multiple underwriters selling shares to the
public.

• Now, the company can’t be sold to the general public until
it registers with the SEC. The company would need to file an
SEC Form S-1, which is an initial registration form for new
securities, under the Securities Act of 1933.

• Typically, a prospectus is filed in conjunction with the Form
S-1, and the company would have descriptions of the security
being offered, business and management and risks faced
by the business, as well as financial statements certified by
independent accountants and any present or impending legal
proceeds.
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• A final prospectus is provided, and the transaction closes.

Let’s take a look at a company that was considering a popular 
IPO, at the time. Snap Inc. (NYSE: SNAP), whose products include 
Snapchat and Bitmoji, filed a Form S-1 with the SEC. Now, you 
could look at the filings on Nasdaq’s website here:

Here’s a snippet of Snap’s Form S-1:

Now, here are the underwriters:

To participate in the IPO and actually purchase shares of a 
company at the IPO price, you would need to be a client of the 
underwriters and have contact with a broker to potentially get 
shares.

Moving on, Snap Inc. filed an SEC Form 424B4, which is a 

Thereafter, the company would move onto the waiting period, 
which is the period between the registration filing date and 
approval by the SEC. In this phase:

• Underwriters perform due diligence
• The company prepares for the road show, provides

preliminary prospectus to market shares (also known as a
red herring due to the red warnings that often indicate that
the preliminary prospectus is not a solicitation for sale.)
The red herring is generally the only source of information
provided during the quiet period.

• In this stage, the underwriter(s) solicit offers. However,
the offers may not be accepted during this period. The
underwriter(s) also gather information regarding the
potential market for the stock and the potential price range.

• The SEC also investigates the registration and may ask the
company questions regarding the IPO and the registration
statement.

Next, the company moves onto the post-effective period. During 
this period:

• The company gains clearance from the SEC
• Initial offering price is set, that is the price at which the

public could purchase shares at.
• The number of shares finalized for the IPO.
• Shares are offered to investors, and the company issues a

press release.

http://www.nasdaq.com/markets/ipos/company/snap-inc-899497-82723?tab=financials
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Now, Snap had an initial public offering price of $17 per share, 
but it opened up at $24. This was primarily due to the popularity 
of Snapchat and the demand for the stock.

Moving on, we’ve touched a little bit on secondary offerings 
earlier in the course, and now we’ll go more in depth. A 
secondary offering is similar to an IPO, but since the company 
is already public it could issue this type of a secondary to raise 
capital. Now, the secondary offering process is quite similar to 
the IPO process. A company would need to contact investment 
banks, and it would price the offering at a discount to the regular 
market, typically.

Let’s take a look at one company that issued a secondary 
offering. On Nasdaq’s website, you could find a list of companies 
that have recently had a secondary offering. Apricus Biosciences 
Inc. (APRI). Now, APRI filed a Form S-1, and here’s a look at some 
pertinent information:

prospectus form. Now, in this form, companies indicate the risk 
factors, the IPO price, amount of shares being offered and net 
proceeds. Here’s a look at a snippet of SNAP’s Form 424B4 filing:

The company intended to sell 200M shares at $17 per 
share, which would be gross proceeds of $3.4B. Now, if the 
underwriters were able to sell over 200M shares, they would 
be granted the option to purchase an additional 30M shares of 
Snap’s Class A common stock.

Take a look at SNAP’s performance:

http://www.nasdaq.com/markets/spos/
http://www.nasdaq.com/markets/spos/
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The company is looking to raise capital through a secondary 
offering, and the proposed maximum aggregate offering price 
was $6.9M. That in mind, the company wanted to raise up to 
$6.9M, at the time. However, a few weeks later, Apricus filed an 
amendment to the Form S-1, and it looked to raise $14.5M. The 
company added some securities to the proposed offering, and 
would now issue warrants as well. Take a look at the Form S-1/A:

This is pretty different from the original form. Most secondary 
offerings do not include warrants, and from what I’ve noticed 
when doing research, companies that issue warrants in a 
secondary offering are typically companies that are not 
performing well, or those in sectors that are out of favor.

Now, a warrant is simply just like an option. The owner of a 
warrant has the right, but not the obligation, to buy or sell a 
stock at a certain price before expiration. The price at which the 
underlying security can be bought or sold is typically referred to 
as the exercise price. The main difference is that warrants are 
generally issued by the company itself, and investors can’t write 
warrants.

If you scroll down in a company’s Form S-1/A, you could get the 
details of the offering. Let’s look back to APRI’s Form S-1/A, you’ll 
generally find the information shown below later on in the filing:

The company stated, “We are offering 5,000,000 units, consisting 
of one share of our common stock and a warrant to purchase 
0.75 of a share of our common stock at an exercise price 
per share of common stock equal to $ . The shares of our 
common stock and the warrants that form part of the unit are 
immediately separable and will be issued separately in this 
offering.”

Take note that Apricus did not disclose the exercise price of the 
warrants in the filing.
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Now, the firm underwriting this offering would now go to its 
institutional investors and would ask whether they want to 
buy shares of APRI at $1.40, with a warrant to purchase 75% 
of a share of its common stock at an exercise price of $1.55. 
However, the Apricus did not currently have enough authorized 
shares of common stock to cover the shares if those warrants 
were exercised. Consequently, the company would now need 
to receive shareholder approval to increase the number of 
authorized shares to 30M. The company also noted that the 
warrants would expire five years from the date when the 
warrants are first exercisable.

Thereafter, APRI filed a Form 424B4:

The company stated in its Form 424B4, “We are offering 
5,030,000 units, consisting of one share of our common stock 
and a warrant to purchase 0.75 of a share of our common stock 
at an exercise price per share of common stock equal to $1.55 
. The shares of our common stock and the warrants that form 
part of the unit are immediately separable and will be issued 
separately in this offering.

We do not currently have a sufficient number of authorized 
shares of common stock to cover the shares issuable upon 
exercise of the warrants being offered by this prospectus. As a 
result, before any warrants can become exercisable, we need to 
receive stockholder approval of an amendment to our Amended 
and Restated Articles of Incorporation to increase the number 
of authorized shares of common stock to a total of 30,000,000 
shares (the “Charter Amendment”) at our next annual meeting of 
stockholders.”
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Here’s a look at APRI’s performance after the offering:

The company filed its Form S-1/A that noted it would now 
include warrants in its offering on April 20, 2017, and you’ll 
notice how the stock traded lower after. Apricus priced its 
secondary offering on April 24, 2017 at $1.40 per share, and 
investors would also receive a warrant, but the stock traded well 
below that offering price.

The reason being? Supply and demand. The markets are based 
on different opinions, and prices are based on whether more 
traders and investors are bullish or bearish on the stock. Here, 
we notice that there was not a lot of demand for APRI, causing it 
to trade below the offering price.

Now, this is just a taste of what you’ll need to know before 
investing in biotechs. You should have an idea, by now, of what 
some biotech terms mean, how to find catalyst events and 

analyze a biotech company. This is not a be-all and end-all. You’ll 
need to learn a lot more before going out and trading biotechs… 
So check out the next section to see what to do next.



What’s Next?
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• How to WIN the risk vs. reward calculation
• What you can do to amplify your profits
• REAL EXAMPLES of my recent trades!
• Plus, get a free gift in the training…If You’re Reading This, 

Congratulations!

Biotech trading can offer massive opportunity... but the truth 
is, it's not all roses. Any opportunity that offers huge wins also 
come with the opportunity to lose big. You need to do your 
homework and know what you are doing. That's why the next 
step after reading this ebook is to take my free training course.. 
where I give you more insight into how exactly I turned $15,253 
into over $2,900,000... and how you can grab your share of the 
profits.

In this training I’ll reveal my exact 3-Step Plan that organizes my 
entire process into an actionable roadmap for you to use. This 
training will tell you the 3 steps I followed religiously to attain 
my 18,000% ROI in 4 years.

Join My Next Training and 
Discover:

• The 3-Step Plan for winning biotech trades
• Where to hunt down the perfect catalyst event
• Ways to isolate a high-probability bullish pattern

To Learn Exactly 
HowI Turned 
$15,253 into over 
$2,900,000
Trading Biotech 
Stocks

JOIN THE NEXT TRAINING

CLICK HERE

What's Next?

http://get.strikepointmedia.com/biotech-breakout-webinar-page/
https://www.biotechbreakouts.com/lp/webinar/?refsrc=9369
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In no particular order, let’s take a look at some terminology that 
you’ll need as a biotech investor.

The clinical testing, or testing stage of a drug candidate on 
humans, is comprised of three trials. You probably could figure 
out Phase I is the first stage.

A Phase I trial is typically a dose testing trial conducted in 
healthy volunteers. The end goal of this trial is to determine 
the maximum tolerable dose in healthy humans. In this trial, 
the company conducts a PK/PD study. Let’s move onto what 
a PK study is. PK, or pharmacokinetics, is used to  determine 
how the human body metabolizes, in other words, removes the 
drug from the body. While PD, or pharmacodynamics, helps to 
determine effect of the drug on the human body, in terms of 
safety and tolerability. If the company gets the okay to move 
onto a Phase II trial, a small patient population would be used 
to determine the safety, and sometimes the efficacy, of the drug.

The Phase II trial is divided into Phase IIa and IIb, sometimes. A 
Phase IIa trial is primarily conducted in order to test the dosing 
requirements in patients. On the other hand, a Phase IIb done 
to test the initial efficacy. If the company moves onto the Phase 
III stage, there would be a large scale, full-fledged, and often 
pivotal, trial to test the efficacy and safety, which standardly uses 

a drug arm and a control arm, ideally the current standard of 
care, or, barring that, a placebo. In short, the Phase III clinical 
trial is conducted to confirm the effectiveness, monitor the side 
effects, as well as compare the drug to other commonly used 
treatments. Consequently, data would be collected to determine 
whether the drug or treatment could be used safely.

Now, you’ve probably heard of the word placebo. In this context, 
a placebo is a drug that has no pharmacological action on the 
body, think of it as something like a capsule filled with water, it 
should have no effect on your body, other than hydration. The 
so-called placebo effect occurs when there is improvement in 
disease condition despite using just placebo. That in mind, this 
effect is, quite simply, an improvement in wellbeing in a group 
that’s treated with a placebo, compared to a similar group, which 
would ideally be randomly assigned, that is not treated at all. 
Especially in neurological diseases, the placebo effect is more 
evident. Often, in clinical trials, the placebo effect may reduce 
statistical significance of the drug arm.

NDA, or New Drug Application, is an application made by the 
sponsor of a drug candidate to the FDA before or during the 
pivotal trial of the drug candidate. When the application is made 
during the pivotal trial, it is called a rolling NDA, which could be 
used to shorten the process. The pivotal or final trial is usually 
a Phase III trial. However, it could sometimes be a Phase II 
trial. This application is supported by data from the pivotal trial, 
requesting the FDA to approve the drug candidate for the market 

Biotech Glossary
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based on that data.

The primary goals of an NDA are to determine whether the 
treatment is safe and effective, and if the benefits of the 
treatment outweigh the potential risks. Additionally, the NDA 
should provide the FDA with enough data for it to determine if 
the proposed labeling is appropriate and what other information 
it should contain. Moreover, there should be data that describes 
the manufacturing methods and quality control.

Now, the approval process could take around 10 months, for 
the standard pathway, and 6 months for the priority review 
designation. The total time for new molecular entity (NME) NDA 
and original BLA submissions is set at 12 months following the 
filing, which is comprised of a 60 day filing period and a 10 
month review.
If the NDA is approved, the sponsor can market the drug in 
the U.S. On the other hand, the application could be rejected 
outright. However, this is quite rare. The FDA could also ask for 
more data, or another trial, or for further clarifications. This is 
usually done through the issuing of a CRL or Complete Response 
Letter, but sometimes it could be conducted through meeting 
with the sponsor where the data requested is simple to produce.

A new molecular entity, or NME, is a drug that has an active 
moiety - molecule or ion responsible for therapeutic benefit - 
that has never before been approved by the FDA. On the other 
hand, a new chemical entity, or NCE, is a drug that contains no 

active moiety that has ever before been approved by the FDA. 

An NME could contain an active moiety that has been approved 
before, but it must contain at least one active moiety that has 
never been approved. An NCE, in contrast, is not required to 
have a single previously approved active moiety. So, an NCE 
is the broader category in some respects. Receiving an NCE, 
from the FDA, rewards the sponsor with five years of marketing 
exclusivity regardless of the patent situation, during which the 
FDA will not accept any ANDA or 505(b)(2) for that drug. 

The ANDA, or Abbreviated New Drug Application, is used to 
apply for marketing approval of generic version of an approved 
drug. It’s labeled “abbreviated” because it doesn’t require 
preclinical or clinical trials to prove safety and efficacy. However, 
according to the Waxman-Hatch Act, it simply needs to prove 
bioequivalence. 

The priority review designation, sometimes referred to 
as priority review pathway, is granted to drugs that could 
potentially offer advances in the treatment of a neglected 
disease or a rare pediatric disease. This designation can be 
used for another NDA, BLA, or 505(b)(2) pathway, and can be 
sold to another party. Moreover, the priority review designation 
generally reduces approval time from 10 to 6 months, and in 
actual practice, it could reduce by up to a year. These days, 
priority review vouchers are purchased for hundreds of millions 
of dollars to gain first-mover advantage.

https://www.biotechbreakouts.com/lp/webinar/?refsrc=9369
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A BLA is the NDA equivalent for biologics. It is applied for the 
introduction of a biologic or biopharmaceutical drug to interstate 
commerce. 

The CRL, or complete response letter, from the FDA replaces 
the old “approvable” and “non approvable” letter, and tells 
the sponsor that the NDA has been reviewed and cannot 
be accepted in its present form. The CRL describes specific 
deficiencies and, when possible, outlines recommended 
actions the applicant might take to get the application ready for 
approval.

The CRL is often resolvable, as in the case of manufacturing 
issues, or when new analyses on existing data are sought. 
However, sometimes, like in the case of Cempra’s solithromycin, 
a CRL may demand additional trials, which may not be feasible to 
undertake, which would effectively reject the drug. The problem 
with the CRL for investors is that it is not made public by the FDA, 
and sponsoring companies are free to make public as much, 
or as little, of the letter as they want. This tends to create some 
confusion during a taxing period, and therefore, investors are 
left to figure out whether their investment has any value left 
after a CRL has been issued.

Most drugs are developed through the FDA’s 505(b)(1) pathway, 
which could take 15 years and billions of dollars in development 
costs.  However, the 505(b)(2) pathway targets a specific set 

of indications, which could potentially let drugs come to the 
market in as little as 30 months. These drugs may rely on data 
from pre-existing drugs for part of their application, which could 
reduce time and costs. Unlike generic drugs, which only get 180-
days exclusivity, these drugs can get up to 7 years exclusivity. 
Pediatric versions of adult drugs that can demonstrate similarity 
in action and safety between adult and pediatric settings could 
use the 505(b)(2) pathway. This also works for modified forms of 
a disease, or other populations, like age variances, etc.

IND, or Investigational New Drug Application, is an 
application filed by the sponsor of a drug candidate to the FDA, 
after the preclinical studies are completed. The IND requests the 
FDA’s permission to conduct human trials of a drug candidate, 
which is planned for marketing in the U.S. However, the trials 
may be conducted in any country, but is done so under the 
FDA’s guidance, especially in later stages. Data supporting the 
IND comes from in vivo or in vitro studies, or both. In vivo is 
when the drug is studied in live animals, and in vitro is when it is 
studied in the lab in a petri dish scenario. 

sNDA is an application for an already approved drug that asks 
for changes in packaging, labeling, dosages, ingredients or new 
indications, especially the latter. A drug is often used off-label for 
a disease for which it does not have an approved NDA. Although 
this may sound illegal, it’s quite the contrary. This is actually 
perfectly legal, the law being that if a drug is approved for one 
indication, it can be legally prescribed by a physician for any 

https://www.biotechbreakouts.com/lp/webinar/?refsrc=9369
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indication. However, a company cannot legally market a drug for 
off-label use. If they want to do so, they need to file an sNDA/
sBLA. The off-label use of the drug then becomes additional on-
label use. Often, small companies strategize by getting a drug 
approved for an easier indication, and then they attempt to file 
an sNDA for a tougher indication.

Bioequivalence is proven by showing that the generic drug does 
the same action as the original drug. Typically, this is done by 
showing bioavailability, either in the bloodstream, or topically, 
of the same amount of active ingredients in the same amount of 
time as the original drug. 

Besides bioequivalence, the manufacturer of the generic must 
certify that the original drug is either (a) not patented, (b) has 
an expired patent, (c) has a patent expiry date before which the 
generic will not be sold, or (d) has an invalid patent or a patent 
that the generic does not infringe. In the last case, there’s a 
30-month litigation period during which the generic cannot be
approved.

Form 510(k) is a premarket approval notification, in theory, that 
has to be filed by manufacturers of a new medical device, if the 
device is “substantially similar” to an already approved device, 
which also did not require a premarket approval form. However, 
as regulations have become stricter, the FDA has started 
asking for more and more data for the 510(k), making it almost 
equivalent to an early approval form.

The FDA began the accelerated approval program in order to 
expedite the approval process of critical drugs targeting life-
threatening diseases like cancer. The basic concept here is that 
instead of a primary endpoint like survival or other measures 
of clinical benefit, an accelerated approval uses a surrogate 
endpoint to approve a drug. 

Let’s use high cholesterol as an example. It’s well known that 
high cholesterol could lead to a higher risk of heart attack. 
Therefore, it’s commonly assumed that reducing cholesterol 
could reduce the risk of heart attacks. This is probable, but not 
proven. However, to effectively measure this hypothesis with a 
cholesterol-reducing drug may take 20 years. Since that will be 
a major “drug lag,” reduction of cholesterol itself is used as a 
surrogate endpoint to accelerate the approval process.

A surrogate endpoint is assumed to lead to clinical benefit, 
but may not always do so. So, for example, tumor mass as 
a surrogate endpoint is thought to lead to clinical benefit in 
cancer patients, and often does so. It’s faster, and simpler, to 
assess a drug against a surrogate endpoint, reducing the clinical 
trial duration. A drug receiving accelerated approval can be 
marketed, but needs to do a Phase IV confirmatory trial, which is 
a full-scale trial for efficacy and safety. If the drug fails this trial, 
the FDA may withdraw approval.

“Drug lag” is the difference between the date of European and 

https://www.biotechbreakouts.com/lp/webinar/?refsrc=9369
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U.S. adoption of a drug by their respective regulatory authorities. 
Drug lag occurs tends to occur due to the European agency’s 
efficiency, in relation to the U.S. FDA. The European agency takes 
7 months, instead of 10 for approval. Drug loss is the result of 
FDA’s regulatory action which reduces the number of approved 
drugs in the market. In recent times, for example, two well-
regarded drugs did not get approval, solithromycin from Cempra 
and Heplisav-B from Dynavax.

Fast track is another designation granted by the FDA to a drug 
candidate targeting a serious or life threatening condition, in 
which there is an unmet medical need. In other words, the 
condition either has no other approved treatment, or the 
approved treatment can be shown to have deficiencies that 
the drug candidate will address, in terms of safety or efficacy. 
A Fast Track gets the sponsor more frequent meetings and 
communications with the FDA, as well as accelerated approvals 
where conditions are met, and rolling submissions. 

Breakthrough Designation is another FDA designation granted 
at the IND stage to a drug candidate targeting a life threatening 
disease, which has shown some signs of effectiveness in the 
preclinical stage. The designation will expedite the approval 
process, including through rolling NDA submissions and smaller 
trial requirements. The drug isn’t meant to be considered a 
therapeutic “breakthrough.” Rather, it’s simply a technical 
term. However, smaller drug companies with a breakthrough 
designation often abuse this designation, for marketing 

purposes.

Orphan Drug status: A rare disease, as defined by the Orphan 
Drug Act, is one that affects less than two hundred thousand 
Americans. This includes diseases as familiar as cystic fibrosis, 
Lou Gehrig's disease, and Tourette's syndrome, and as unfamiliar 
as Hamburger disease, Job syndrome, and acromegaly, or 
“gigantism.” There are around 6,000 such rare or orphan 
diseases, and while there may be as few as a few hundred 
people worldwide with some of these diseases, the total number 
of Americans with an orphan disease is assumed to be around 
20 and 30 million.

Although the market here is small, individually, drug 
development may cost as much as, if not more than, non-orphan 
drugs. To give drug manufacturers incentive to conduct research 
and development (R&D) on orphan drugs, the Orphan Drug Act, 
and other acts were made into law. These gave a number of tax 
breaks, funding, and 7-year market exclusivity to orphan drugs. 
The market exclusivity is for non-superior drugs, and therefore, 
provides the sponsor a lucrative monopoly right to the small 
market. To recover development costs, these orphan drugs are 
often extremely expensive. However, getting an orphan drug 
designation, or ODD, is very important for drug sponsors. 
For example, Alexion’s Soliris, which treats the orphan disease 
paroxysmal nocturnal hemoglobinuria, costs around half a 
million dollars per year, and made about $3B in 2015. That’s 
probably from less than 10 patients.

https://www.biotechbreakouts.com/lp/webinar/?refsrc=9369
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SPA, or Special Protocol Assessment, is an advanced declaration 
from the FDA that an already-discussed Phase III trial design, 
endpoints and statistical analyses are acceptable to the FDA. If 
the sponsor follows those pre-agreed ruled and arrives at the 
agreed upon endpoint, then the FDA must necessarily approve 
the drug candidate. Now, if a sponsor conducts a clinical trial 
with, say, a surrogate endpoint, then at the PDUFA, the FDA 
may not accept that trial as conclusive. However, if the sponsor 
previously discusses this with the FDA and persuades it to agree 
to the trial design/endpoints, then they are rewarded with an 
SPA, which basically makes the process less risky for the sponsor. 
So, if a company has an SPA from the FDA, that increases their 
chance of getting approval.

PDUFA, or Prescription Drug User Fee Act, is both a law and a 
procedural step. As a law, it is an Act passed by Congress, which 
allows drug sponsors to pay the FDA a fee to study their NDA 
and approve or reject the drug candidate. As a procedural step, 
it is the particular day on which the FDA makes this decision, 
and it’s one of the most important catalysts in the premarket 
lifecycle of a drug candidate. PDUFA takes 10 months for the 
standard path, and 6 from the accelerated path, from the date 
of submission of the complete NDA. The NDA may be submitted 
within months or even years of the topline results from the 
Phase III trial. The PDUFA is often preceded by an adcomm, or 
an advisory committee meeting, where outside experts, sponsor 
spokespersons, patients and the community come together to 

discuss the drug, and the 13-expert panel votes to approve the 
drug. Although the FDA is not bound by the adcomm decision 
during its PDUFA during its PDUFA, it often follows it.

An Adcomm, or Advisory Committee meeting, is often 
convened by the FDA a month before the PDUFA and consists 
of a dozen or so outside experts, a patients advocacy 
representative, and a non-voting industry expert. These meetings 
are open to the public, and at the end of the discussion, they 
vote to approve or reject a drug. This decision is non-binding for 
the FDA, but is often indicative of the PDUFA decision. Before the 
adcomm, briefing documents are submitted from the sponsor 
as well as from the FDA, bringing to light, for the first time, 
considerable data and opinions about the drug candidate. An 
adcomm is a critical catalyst for a drug sponsor. 
An MAA, or Marketing Authorization Application, is the 
European equivalent of an NDA. The drug sponsor makes this 
application to the CHMP, or Committee for Medicinal Products 
for Human Use. The MAA procedure takes 7 months, after 
which the CHMP makes a decision to approve or reject the drug 
candidate. If this is an orphan drug, the application is made to 
the COMP, or Committee on Orphan Medicinal Products. An MAA 
approval grants the sponsor authority to market the drug in the 
entire European Union, which is a market roughly equivalent to 
the U.S., in terms of both population and GDP. As such, it is the 
second most important medical market in the world. Similarly, 
for pediatric-use only products, there’s a special application 
called PUMA instead of the MAA. PUMA stands for Pediatric Use 
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Marketing Authorization. 

The CHMP, or Committee for Medicinal Products, for Human 
Use is a part of the EMA or European Medical Agency, which 
is, more or less, equivalent to the FDA. However, unlike the 
FDA, which is a mostly monolithic organization, the EMA has 
multiple branches, one for general products (the CHMP), one for 
orphan drugs and one for pediatric-use only drugs. However, 
the FDA does have the CDER, the Center for Drug Evaluation and 
Research, which handles the NDA review process. The CHMP 
is solely responsible for approval of non-orphan, non-pediatric 
drugs.
 IRB, or Institutional Review Boards, are set up for every 
sponsored drug candidate at a research institution or a hospital. 
Their main task is to review the drug candidate during trials to 
approve it, on an ongoing basis, based primarily on safety and 
efficacy. FDA has strict regulations on IRB membership. Now, 
the IRB must be include at least five members including at least 
one scientific member, one non-scientific member, at least one 
person not affiliated with the research institution, no members 
with conflicts of interests, both genders if at all possible, and so 
forth.

An IDE or investigational device exemption is used to gain 
approval for medical devices, just like an IND is for drugs. An IDE 
allows companies to sell and use a limited number of devices 
for clinical trials. The IDE exempts the device not only from the 
premarket approval regulation, but also from a host of other 

reporting and recording regulations.

Off-label use: As we’ve stated earlier, FDA approved drugs do 
not necessarily need to be prescribed for treatment that it was 
specified for. A number of FDA approved drugs are used for 
indications, which are not approved. Some antibiotics are used 
to treat stomach ulcers, and aspirin is used to prevent heart 
attacks and as an anticoagulant. These are off-label uses for the 
drugs, and are perfectly legal. However, at least until a while ago, 
marketing a drug for off-label use was disallowed by the FDA.

OTC drug simply a drug that is available to the consumer 
without a prescription. As recently as 1940, all nonnarcotic drugs 
were available over the counter.

Biological drugs (or biologics) are genetically derived 
from living matter. They include vaccines, blood and blood 
components, allergenics, somatic cells, gene therapy, and 
recombinant therapeutic proteins, and can be composed of 
sugars, proteins or nucleic acids or even living entities like cells 
and tissues. They usually do not have “composition of matter” 
patents, and are theoretically more susceptible to generic 
competition, i.e., biosimilars. A number of the most cutting edge 
drugs today - Humira, Remicade, Herceptin - are biologics.

Generic drugs: Once a drug’s patent expires, any manufacturer 
could produce a drug that is similar in composition and action. 

https://www.biotechbreakouts.com/lp/webinar/?refsrc=9369


45

This can be sold under the innovator drug’s chemical or generic 
name, but not the brand name. Generic drugs drastically reduce 
the price of the innovator drug, and companies adopt a variety 
of means known as “evergreening” to block introduction of 
generic versions of their drugs. An ANDA needs to be filed before 
a generic is approved, and since these must be filed before 
a drug’s patent expires, ANDAs are often followed by patent 
infringement lawsuits. The Hatch-Waxman Act gives 180-day 
market exclusivity to the first filer of an ANDA. 
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