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Ready, set, go.....

e Using the media to spread awareness of ALS
and your organization

* Clinical Trials are about the PALS not the org
or the country they live in

* PALS want you to give them information
about ALS TODAY (not just the stuff you fund)

* Couple of TDI things you should know....
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Most PALS are smarter than
or | are. Exceptit.




Problem is, most PALS rely on
internet for information. The

internet is not policed.

(many of you will rememberis
B Bedlack’s talk from a couple yeg




What do we do then?

e ALS Forum (www.als.net)

* First online bulletin board devoted to a single
disease topic.

* More than 10,000 users to date with 100,000+
unigue posts since inception.

 Many “old timers” have taken on the role of
helping “newbies” catch up quickly.

* You can’t buy this level of credibility....but it
comes with risks for an organization...
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Frustrated ALS Patients Concoct Their Own Drug
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By AMY DOCKSER MARCUS

Some patients with fatal Lou Gehrig's disease, frustrated by the slow pace of
clinical drug trials or unable to qualify, are trying to brew their own version of an
experimental compound at home and testing it on themselves

This effort has important implications for both people's health and scientific
research. Until clinical trials are conducted, no one knows for sure if a drug is either
safe or effective, and patients could potentially harm themselves or even accelerate
the course of their disease. Some researchers worry that patients who report online
that a do-it-yourself drug isn't working may discourage patients from joining or
staying in a formal trial

The patients who are experimenting with
these do-it-yourself drugs say it is a
calculated risk worth taking, given the
average life expectancy is only two to
five years after diagnosis and there are
no effective treatments. Many patients
say they want to slow down the
progression of the disease, in hopes
that an effective therapy will be found in
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| called the
WSJ and

told them
about this

Interesting
DIY trial.

You can
do the
same...

www.als.net
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Ben passed away in August

.:

PS: NPOO1’s third CEQ in two years they
be in another trial by 2015. Also, Boll§
will present data this week on it%#




Two things we did in response.

1. Added security and reduced the anonymity
of who was using the site. Everyone is

required to register now to read or post a
comment. No negative impact on usage

since implementing it in September 2013.

2. Brought back the email blast for the ALS

~orum that used to be run by a PALS (Will
Hubben). Monthly blast highlighting the
atest usage and trends.
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Clinical Trials Database

*50 drug trials

*51 biomarker/observational
trials

*4 continents

20 different countries

*Not just clinicaltrials.gov or
WHO...but all...everywhere
*Monthly email blast to list (no
appeal for money)

Why?

What PALS/CALS crave
Keeps people on your site
Gives customer what they
want
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Currently, we are monRoring 95 clinical trials workdwice for ALS patients. There have been 15 updates to s list
sihce our 135t emall 90 you. Click here % view 3ll trisls b2ing monkored by ™2 ALS Therapy Development insthue
(ALS TOI)

5 Most Recent Updates to Clinical Trial Database

Tuesday, November 26, 2013

Efficacy and Safsty Stugy of MYOELOC® Followsd by Opan-Labal Multipls-Traatmant VWith
MYOELOC® In the Traatmant of Troublssoms Sislorrhaa In Adult Subjacts

Type: Cosenztional

Phass: 1l

Recruiting?: Currently Recruking

Sponsor: US WorkMeds LLC

Tussdsy, November 26, 2013

Clinical Trial Nusgexts In Subjacts VWith AL S
Type: menemtionzl

Phasa:

Recrutting?: Curremtly Recruking

Sponsor: Center for Neurologle Study

Tussdzy, Novembder 26, 2013

Maxlisting In Sporadic Amyotrophic Latsral Scisrosis {SAL §)
Type: menentional

Phasa: |

Recrutting?: Currently Recruking

Sponsor: Unkersky of Washingion

Tuesday, Novembder 26, 2013

mmunosupprassion in Amyotrophic Lateral Sciarosis (AL §)
Type: imenentional

Phase:

Recruiting?: Currently Recruking

Sponsor: Emary Unkersiy

Monday, Novembper 25, 2013

Stugy of mIRNA Exprassion Pattern as Dispnostic and Prognostic Blomarker in Amyotrophic Lataral
cherosis

Type: Cosenztional

Phase: N'A

Recrutting?: Not Yet Recruking
Sponsor: Unkersiy HosoRal. Sordeaux

>
4P ALSTD

ALS Therapy Development Institute




Everyone’s trials...PALS/CALS will go anywhere!

Clinical Trials |

With no effective ALS trestments currenthy avsilsble to slow or stop the disesss, many ALS pstients opt to participste in clinical tnisls. ALS
TDI provides unbissed and up-to-date information about ALS clinical trisls taking place worldwide. Search our database by typs and category
to find and compare trials. Input your zip code to find clinical trials closest to you. Click here to learn more sbout the clinical trial process >

Active Trials

Name:- Zo: Distance: Type: Son Sy
[Fﬂ'terbynamem | [Enteer Code..| | 25 Miles =1 | Interventional (Drug) =] | Last Mogifiea =1
x! Update J

112620132  Ciinkcal Trial Nuecexta In Subjects Wit ALS u S Camer for Neurologic Stugy Washington, DC. US
View all 7 locations
Los Angeles. CA. US

117262013 ) mhsmmmmmomw S e —— u m Unhersiy of Wasningion owa CRy. 1A US
View all 10 locations

e Atianta GA. US

112620130  immunosuppression In Amyotropnic Lateral Scierosis (ALS) u =t Emory Unhersiy Boston. MA. US

View all 3 locations

Ranowick, NSW. Australla

. Stay of OZanezumad (GSK1223249) Versus Placebo nme Currentily =erson. Queensiand.
111920300 et of Amyotropnic Laeral Sclerosts - SRecruming SlEmesmEEne Auztraiiz
View all 55 locations
Early Stage Amyotrophic Lateral Scierosis Phrenic Currently Assistance Pudligue - HODR3uX o2
11142013 ) Stumulation (RespISUMALS) - RecruRing Paris e
Currenty Orange. CA. US
111372013 2 CSlienya In Amypotropnic Laneral Scierosis (ALS) ] Recruling Massachusens General Hosphal Augusta. GA. US
View all 4 ocations
Pnase Wl Randomized, Placebo-controlied Trial of Ongoing. But Not Miamil, FL. US
ez Arimociomol In SOD1 Poskne FALS - RecruRing L Soston. MA. US
1152013 2 Evaiuation of MasRIND In Amyotrophic Lveral Sclerosis m W‘:‘" rently AS Science Madrid, Spain
Prosnic AZ. US
1152013 2} A Study of the Sty and Toleradliy of Tocliizumad in ALS n Not Yet Recrulting ALS Association Kansas CRy. KS. US
View all 3 locations
- - — . Loncon, Uniked Kingcom
1152013 [} DIPALS Diaphragm Pacihg In MND NUA umeTy . =T Ing HospRals NS Snemeld, Unked Kingdom
Closed Trials Sponsor More Science
Ciosad clinical trizls Incluce !ose listed 35 ully enrolied, concluded, or YOur SUppOr acceleranes researcn! Donate money. Run an event. Stan 2
cancaliad Click 10 view more closad rials = Wmmbl’mmm“meﬂmm“w

arug cevelopment going. Here's now =




Immunosuppression in Amyotrophlc Lateral orosis (Al S)
e | #2: Am | eligible?
Breathing Ability C

#1: Open or Closed?

\ Percent lung function (FVC) or (SVC) =80%
sgtimated Enroliment: Phase
3C [l Months Since Onset <24
, Treatment Type: Trial Type: Number of months since first symptoms of ALS months
- Oral and by injection (IV) Open label
Non-Invasive Ventilation (NIV) No
Can PALS use a BiPAP in the trial?
ary Investigator: Contact Information:
1an D. Glass, M.D 617-724-3314, 617-724-5984 A .
e aknoxl@parmarsions i [) Diaphragm Pacer (DPS) No

AJMCCOURT@PARTN sss Can PALS use a DPS in the trial?

#3: A real contact with power |~

<o

11/26/2013 Contact information updated Emory University, Atlanta, GA, 30322, United States

1011712013 Recruitment status changed Massachusetts General Hospital, Boston, MA, 02114, United States

9/6/2013 Contact information updated University of Massachusetts Medical School, Worcester, MA, 01655, United States

8/16/2013 Protocol updated.

Purpose: This is a multicenter, 15-month study evaluating the effect ofimmunosuppression treatment on the rate of change on the
ALS Functional Rating Scale (Revised) (ALSFRS-R) score in 30 subjects with Amyotrophic Lateral Sclerosis (ALS).

Eligibility: 18+, both genders, no healthy volunteers

Details: Itis postulated thatthe immunosuppression treatment given to the stem cell patients may have exhibited neuroprotective

effects by favorably promoting the ratio of regulatory T cells and other protective immune mediators in relation to
neurotoxicimmune modulators. It is hoped that this trial will optimize the chance of replicating these findings and allow
the learning more about the complex changes that occur within the immune system in patients with ALS before and after
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ALS, Plan B2?

Postad By Michzli2 Plumm, Ph.D. Nowember 26, 2013
A n=w EpnAd recapior amtagonist uveliad 3t STN13 may pave ™he road 10 3 naw potential ‘ Donate NOW l
trezmmeant strategy or ALS.
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Own your bias on your website.

e 2011 we hired a full-time science journalist
out of Nature to be the first “beat reporter”
assigned to ALS.

* ALS Today was born.

* Coupled with social media, this has been a
great success in generating leads!!

* Developed website, email sub-list and social
media following.

— It is now our 2" most popular...wonder why?

‘ ALS Therapy Development Institute
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Thing 2: ALS
Pharmaceutical
Consortium (ALPACA)

= %
L5

Company

Company

* No cost to pharma/biotech

e Start with 3-6 of world’s
largest pharma

* 100+ preclincial study data

* 600+ gene expression
human data

* 1000+ gene expression ALS
mouse data (SOD, TDP43,
LOA, TAF15)

e Will add more data forever

e Convene group 2/year

#ShoutLoud



Thing 3:
Neurimmune, ALS
TDI and Anelixis
Partnership

Promind antibody therapeutics

Thursday Presentation
here in Milan!!!!

‘ ALS Therapy Development Institute

Nonprofits can be
hugely innovative.

Some of the best ideas
are unfunded

Venture/angel funders
are used to risk

SOD1 implicated
potentially in SALS

Human monoclonal
antibody that targets
misfolded SOD1

S6-8 million to get it to
the clinic

#ShoutLoud



Thank you.

rgoldstein@als.net
Twitter: @ALSTDI

Please visit our labs in\Cambrig

R’ . - ::'ﬁ,..
« N
kN i
SR




